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Introduction
Our health research system is under pressure. Patients and other knowledge
users have expressed concerns, as newly produced knowledge and drugs often
do not address their needs. In addition, many research findings are not accessible
to people who need to make decisions about their health. On the other hand, the
research community experiences difficulties with finding research participants.
Those who are eligible to participate in clinical trials often decline due to public
mistrust and study inconvenience. Low participation rates can lead to bias, delays
in bringing new technologies and therapies to market, and increased costs.
Research that aims to solve health problems, needs to be appropriate, accessible,
and valuable for end-users.
In the health research system, decisions have traditionally been made by academics
and medical scientists and the system is therefore characterised as being ‘supply
driven’. There has been a growing call to engage patients in decision-making in
health research to move towards a more needs-oriented research system. Since
the 90s, patients in many settings have been involved in various phases of the
research cycle. Over the past decade, government agencies across the world have
formalised the concept of patient engagement and implemented initiatives to
support the transformation from a supply-driven towards a more needs-oriented
research system.
Despite global efforts to promote and support patient engagement in research,
institutionalising this remains difficult. Consequently, patient engagement is not
yet ‘business as usual’. Adding a new actor (patients) in decision-making processes
about health research can be characterized as an innovation in the research system.
Therefore, we have built on system innovation theory - described in Chapter 2 which highlights that for system change a wide range of actors need to change
their routines, norms, and values, to mainstream new practices. Changing the role
of patients (also becoming research partners) as well as their power (involvement
in decision-making processes) requires a radical change in the research culture,
structure and practice. What is not known is how to best facilitate new practices
and enhance cultural and structural embedding.
This thesis aims to understand and enhance the embedding of meaningful patient
engagement in health research decision-making processes, to contribute to a shift
towards a more needs-oriented health research system. We hypothesised that
infrastructures are needed to facilitate the embedding of patient engagement.
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We formulated three sub-questions, based on the needs of individuals and
organisations implementing patient engagement:

S

1. How to facilitate connections between researchers and patients?
2. How to facilitate competence building for meaningful patient engagement?
3. How to facilitate collective learning and strengthen patient engagement
practices?

Methods
An innovative characteristic of this thesis is that we worked with dominant actors of
the health research system (research funders, pharmaceutical companies, medical
scientists) and people with less power in the system but with expertise in living
with or caring for someone with a health issue. The principles of transdisciplinary
approaches - see Chapter 3 - were applied in the studies, such as mutual learning
between stakeholders and knowledge co-creation. We followed a participatory
research approach by actively involving various actors in the research decisionmaking process. The studies were conducted as part of two real-world initiatives
that aim(ed) to facilitate the change towards a more needs-oriented health
research system.
The first initiative concerned Canada’s Strategy for Patient-Oriented Research
(SPOR), initiated by the Canadian Institutes of Health Research (CIHR). An essential
component of this strategy is to build capacity for patient-oriented research,
through training and career development opportunities. SPOR established
provincial and territorial hubs to facilitate patient-oriented research through
SUPPORT Units, Evidence Alliance, and the Canadian Data Platform.
The second initiative concerned the Patients Active in Research and Dialogues
for an Improved Generation of Medicines (PARADIGM) initiative, co-led by the
European Patients’ Forum (EPF) and the European Federation of Pharmaceutical
Industries and Associations (EFPIA). The objective of PARADIGM was to develop
processes and tools for implementing patient engagement and a set of metrics to
measure its impact.

Results
We identified and implemented three enabling strategies for system change: (1)
matchmaking support for connecting stakeholders; (2) training to facilitate competence building; and (3) monitoring and evaluation to facilitate collective learning. As part of these strategies, we built infrastructures to support patient engage-
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ment, such as recruitment services and training facilities, as well as a monitoring
and evaluation framework, as a stepping stone towards an monitoring and evaluation facility. The findings of this thesis are summarized per strategy.

Matchmaking infrastructure for connecting stakeholders
Due to the historic systemic features – described in Chapter 2 – there are seldom
any connections between researchers and patients. Rules and regulations prohibit
direct contact with patients to prevent ethical problems related to drug promotion.
Stakeholders expressed that they experience difficulties in finding patient partners.
Therefore, we looked for ways to facilitate connections between researchers and
patients. Chapter 4 reports on recruitment strategies and infrastructures that can
facilitate connections between stakeholders.
We identified three matchmaking infrastructures. One is on a case-by-case basis,
the others involved directories where projects were posted and could be found
by patients and researchers, or a third party matched patients with research
projects. Infrastructures available to researchers and patients vary by country,
province and/or context. In addition, four categories of recruitment strategies
were identified and described in Chapter 4: (1) social marketing recruitment;
(2) community outreach recruitment; (3) health system recruitment; and (4)
partnering recruitment. Furthermore, we found that there are many influences on
finding, selecting and retaining patient partners: patient characteristics, the local
setting, the opportunity, work climate, education and support. At NL SUPPORT,
we decided to offer ‘matchmaking’ services (following the third-party model) using
multiple recruitment strategies to create a diverse pool of patient partners.
The matchmaking infrastructure resulted in more awareness among actors about
the limited relationships between researchers and patients and the structural
elements that hinder these connections. Matchmaking infrastructures save
researchers time, resources and stress and thereby reduce some of the barriers
to patient engagement. In practice, numerous relationships emerged through
matchmaking services. In addition, we found that the attitude of researchers towards
patient engagement changed during the collaboration. Matching infrastructures do,
however, not necessarily result in the engagement of a diverse group of patients.

Training infrastructure to facilitate competence building
The literature suggests that capacity and competence building can accelerate
change at an individual level. Chapter 5 describes the development of a national
training curriculum to support people with engaging patients in research or
becoming involved in research.

12

The curriculum was designed and delivered by a diverse group of people with
different lived experiences and relevant expertise. It was decided to develop three
modules: (1) Introduction to Patient-Oriented Research; (2) Fundamentals of Health
Research in Canada; and (3) Building Partnerships and Consolidating Teams. A
unique characteristic of this curriculum is the co-learning format. It was decided that
the curriculum should model the environment and interactions in the real world,
to help individuals see how their knowledge and experience differs from other
individuals. Therefore, classes included individuals from all stakeholder groups –
patients, researchers, health professionals and health system decision-makers.

S

Our findings suggest that a co-learning model stimulates reflexivity and relational
learning in practice. We noticed that actors who attended co-learning training
sessions began to understand different sources of knowledge (e.g. scientific,
professional, experiential) and the value of patient engagement. We found that the
co-learning format exposes actors to other perspectives and thereby stimulates
reflection on assumptions and values. Similarly, course developers and facilitators
learned from each other and broadened their perspectives on concepts, knowledge
and skills needed for patient-oriented research by co-producing and co-delivering
the curriculum. We observed that participants, developers and facilitators built
relevant knowledge, skills and attitude for patient engagement. Stakeholders’
attitudes towards building partnerships, mutual trust and shared value evolved.
Furthermore, co-learning was found to be a catalyst for building relationships.
Although a learning infrastructure was created, the structural embedding of
training, and in particular co-learning, is less evident, as most programmes are
offered as add-on modules and are not integrated into existing programmes.

Monitoring and evaluation tools to facilitate collective learning
The system innovation literature suggests that capacity for change is best built
via networks and learning by doing. Collective learning can be considered as an
expansion of individual learning taking place at a group level. It aims at building
reflexive capacity by unpacking routines and shaping new practices with diverse
actors as described in Chapter 2. Monitoring and feedback mechanisms are
commonly identified strategies to stimulate collective learning and can lead to
enhanced patient engagement. In both case studies, we encouraged stakeholders
to collaboratively design, implement and use monitoring and evaluation to
strengthen patient engagement practices. Chapters 6, 7, 8, and 9 focus on metrics,
methods and tools for monitoring and evaluation to facilitate collective learning
between actors.
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We found that the value of patient engagement varies depending on the
stakeholder group and the metrics of interest differ accordingly. Furthermore, we
found that a participatory evaluation approach was helpful to decide on ‘what’ is
being measured to answer questions relevant to local contexts. It was a challenge
to find appropriate measurement tools; available tools vary in quality, do often
not measure the metrics selected by stakeholders, and are mostly designed by
researchers. Our findings suggest that a single questionnaire will not be able to
capture the complexity and impact of patient engagement. We concluded that at
that time the available metrics and methods are of some use in measuring impact
but are not sufficient to understand the pathways to achieving impact, nor assess
whether interactions between researchers and patients lead to change. Therefore,
we co-developed an evaluation framework by reflecting on what different actors
perceive as value.
The framework presented in Chapter 8 represents the diverse perceptions on
the value of patient engagement and is thus sufficiently stable to be used in the
system while allowing flexibility to serve different communities and settings. We
found that patient engagement practices differed widely in what they aim to
achieve, which hindered standardisation of metrics. We concluded that there is
no ‘one-size-fits-all’ set of metrics appropriate for every organisation or initiative.
Therefore, we developed a tool that can be tailored to the context, including 87
metrics and 15 contextual factors. The framework tool encourages individuals
to reflect on organisational contexts and stakeholders’ perceptions to produce a
meaningful set of metrics for those involved.
We observed some cultural change; actors began to understand different
perspectives on the value of patient engagement and ways of measuring this.
Shifts were seen from predominantly impact-oriented evaluation approaches
towards monitoring the process and progress over time. The structural
embedding of monitoring and evaluation itself is less evident, as most companies,
research institutes, and (patient) organisations lack the capacity, resources, and
expertise needed for evaluation activities, impeding them from learning from and
advancing practices. We argue that more supportive structures (e.g. platforms
for collaborative monitoring, evaluation and learning) are needed to further
foster collective learning and meaningful engagement. Our findings suggest
that participatory evaluation approaches can stimulate collective learning on the
practice, and the shared value, of patient engagement, and ultimately strengthen
practices when feedback loops are implemented.
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Conclusion
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The objective of this thesis was to understand and enhance the embedding of patient engagement in health research. We conclude that matchmaking infrastructures can facilitate the embedding of patient engagement by enabling connections
between researchers and patients. We argue that it is important to address shortfalls in the existing infrastructures and acknowledge the patient perspectives that
are missing. Furthermore, training, as part of a learning infrastructure, can facilitate the embedding of meaningful patient engagement, particularly when using
co-learning models, but requires resources to experiment in practice. Integration
within existing educational and organisational structures is needed to create a
sustainable learning infrastructure. Monitoring and evaluation can enhance the
embedding of patient engagement through feedback loops, provided it includes
a participatory and reflexive approach. The evaluation framework developed with
the PARADIGM consortium provides a tool to facilitate conversations between
stakeholders about objectives of engagement and meaningful metrics. Furthermore, the framework provides a structure to understand the process of change.
We found, however, that more work is needed to embed this structure in organisations to allow reflexivity and ensure collective learning to integrate meaningful
engagement. This thesis concludes with suggestions of strategies to further facilitate the embedding of patient engagement and possible metrics to track change
over time (Chapter 10). Through the research conducted for this thesis we aimed
to inspire and support the shift towards a more needs-oriented health research
system. By collaboratively changing the research culture, structure and practice,
we can create a system that co-produces knowledge that can be used for better
health.

15

CHAPTER 1
Introduction: A societal problem

CHA PTER 1

“No problem can be solved from the same consciousness that created it.
We have to learn to see the world anew.” (attributed to Albert Einstein)

1.1 A societal problem
Health research has led to numerous innovations that have improved the
lifespan and quality of life of many people (Lenfant, 2003). Over the past 15
years, however, patients and other knowledge users have expressed concerns
regarding the research priority-setting process. On a worldwide scale, newly
produced knowledge seldom addresses the needs of current patients (Chalmers &
Glasziou, 2009; Crowe et al., 2015; Elberse et al., 2017; Schölvinck, 2018). Research
shows that many new drugs on the market have little or no additional value for
patients (Davis et al., 2017). Furthermore, the studies are often lacking in quality
and transparency of studies (Chalmers & Glasziou, 2009; Van den Bogert, 2017).
Several authors have questioned whether large and expensive studies should
be conducted if their findings are not accessible to people who need to make
decisions about their health and do not contribute to changes in clinical practice
(Chalmers & Glasziou, 2009; Lenfant, 2003). This implies that investments in health
research are often wasted by inadequately producing and reporting research (see
Figure 1.1) (Akl & Khamis, 2019; Chalmers & Glasziou, 2009; Van den Bogert, 2017).
On the other hand, the research community is experiencing difficulties in
recruiting research participants. Those who are eligible to participate in clinical
trials often decline due to public mistrust, protocol issues, and inconvenience
(Brintnall-Karabelas et al., 2011; Browne et al., 2019). Low participation rates
undermine statistical power, can lead to bias, delays in completion, and increased
costs (Williams et al., 2007). The pharmaceutical industry has acquired a negative
reputation as a result of modified medicines that entered the market to treat
conditions for which drugs already exist (so-called ‘me too’ drugs), and the fact
that the prices of these medicines are based on willingness to pay rather than their
development costs or added value (Van den Bogaert et al., 2018). This has led to
the belief that companies are putting profits before patients (Akl & Khamis, 2019;
Van den Bogaert et al., 2018). Furthermore, it takes on average 12 years and costs
up to $2.6 billion for research and development (R&D) before a new medicine is
approved by regulatory authorities (DiMasi et al., 2016). Pharmaceutical companies
and patients have a common interest in bringing new technologies and therapies
more quickly to the market (Kukk et al., 2016).
At the same time, regulators and health technology assessment bodies around the
world wish to improve the relevance and comprehensiveness of the assessment
of drugs and technologies, relying not only on clinical and cost-effectiveness
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evidence (Abelson et al., 2016; Sarri et al., 2021). Research that aims to solve health
problems, needs to be appropriate, accessible, and valuable to end-users. There
is a need for a transition in the health research system from a supply-oriented
towards a needs-oriented system, which is economically feasible and adds value
to patients and other knowledge users. In this view, a health research system that
adds value for all parties works in partnership with patients and is connected to
the wider society.

1

Figure 1.1 Stages of waste in the production and reporting of research evidence relevant to clinicians and
patients (Figure from Chalmers & Glasziou, 2009)

1.2 Patient engagement in health research decisionmaking
In the health research system, decision-making has traditionally been the field
of academics and medical scientists, who work in academic or industrial settings
and/or are employed by research funding organisations (Broerse et al., 2010;
Schölvinck, 2018). This has long been debated and is increasingly challenged
by the growing acceptance that science, state, and society should interact and
influence each other (Hanney et al., 2010). There is a growing call for greater
patient engagement in health research decision-making.
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Why engaging patients?
In the literature, arguments for patient engagement are often characterised in
normative and substantive value (Gradinger et al., 2015; Russell et al., 2020).
Normative arguments reflect ethical or political concerns, related to values such
as rights, justice, fairness and democracy. This includes the ethical argument
that patients have the right to be involved in health research that affects them
directly (Goodare & Smith, 1995). In addition, there is the moral standpoint that
citizens have the right to have a say in research for which they are paying through
their taxes and labour; this is mainly relevant for publicly funded health research
(Wilson et al., 2015). Furthermore, there is the political argument, which relates
to accountability, legitimacy, and transparency of research and is derived from a
lack of public trust in the biomedical and healthcare authority (HM Government,
2001; Wilson et al., 2015). Substantive arguments focus on the consequences of
patient engagement. Patient engagement is presented as a means to an end, such
as the quality, validity, relevance, and/or usefulness of research. This argument
considers the knowledge of patients acquired through their experience of living
with a health issue as valuable to improving health research (Caron-Flinterman,
2005; Pittens et al., 2015; Wilson et al., 2015).

The evolution of patient engagement
Patient engagement has been described as ‘The Blockbuster Drug of the Century’
(Kish, 2012). The last decades have seen a start of a transition in the delivery of
health services, in which patients take a more active role. Patient-centred care
and shared decision-making have been implemented in healthcare policy and
delivery models, with evidence that this leads to better health outcomes for
patients (Duffett, 2017). Furthermore, there is a long history of community-based,
participatory research going back to the 1940s (Holkup et al., 2004). The principles
of participatory action research and community-based participatory research
methods – a form of research that actively involves community stakeholders
throughout the research process – have increasingly been considered as
approaches for engaging patients in health research (Kwon et al., 2017). The
acceptance and uptake of patient engagement in health research decision-making
have occurred more recently (Duffett, 2017). Since the late 1990s patients in many
settings have been involved in various phases of the research cycle (Domecq et
al., 2014). During the past decade, government agencies across the world have
formalised the concept of patient engagement in law and implemented initiatives
to support the movement (Getz, 2019).
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1.3 The challenge and aim of this thesis
Despite global efforts to promote and support patient engagement in research,
the implementation of patient engagement remains difficult, partly due to
insufficient agreement between actors on the guiding principles, beliefs, and
needs. As a consequence, patient engagement has not been fully embedded in
the health research system (de Graaf, 2014; Miller et al., 2018). For example, in
practice the prevalence of patient engagement in clinical trials is low (Fergusson
et al., 2018; PatientView, 2018). Initiatives are often one-off events with no followup, feedback, or future patient engagement. Furthermore, the role of patients
remains minor once research priorities are set (Elberse et al., 2017; Schölvinck,
2018). In addition, new topics are not always implemented by funding agencies or
followed up by researchers (Elberse et al., 2017; Green, 2016).

1

A cultural shift within the research community has been identified in countries
that have established governance for patient engagement (Miller et al., 2018). For
example, in the United Kingdom, there has been a fundamental shift in expectations
regarding the engagement of patients in health research (Green, 2016). This has
not been accompanied by a transformation of the social relationships of research;
patients involved in research do not have the same power as the researchers.
In addition, patients and the public do not always feel empowered to challenge
the research community (Green, 2016). It seems that new practices (engaged
patients) run into system barriers. The research community has its structure and
culture and is resistant to change (Miller et al., 2018). Furthermore, researchers
and research funders do not always see the benefits of engagement and often
lack knowledge about how to engage patients structurally (Elberse et al., 2017). In
sum, patient engagement is slowly becoming visible in the health research system,
however, its organisational embedding remains challenging.
Making patients equal partners in health research decision-making implies a
radical change in the current decision-making networks and the routines (Broerse
et al., 2010). As described by system innovation experts, transition requires
changes in culture, structure, and practice (Rotmans & Loorbach, 2009; van Raak,
2015). Governance approaches can facilitate and accelerate transitions (Miller et
al., 2018). Some argue that to enhance the shift, the impacts and meaningfulness
of patient engagement should be made more visible so people can learn from
each other and can change the dominant way of acting and thinking in the wider
research community (Broerse et al., 2010; Miller et al., 2018). In conclusion, efforts
to align, support, and empower actors are needed to facilitate the embedding of
meaningful patient engagement in the health research system.
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Aim of the thesis
This thesis aims to understand and enhance the embedding of meaningful patient
engagement in health research decision-making processes, to contribute to a shift
towards a more needs-oriented health research system. To this end, the thesis
studies actors’ efforts to make patient engagement the new ‘business as usual’ in
research decision-making.

Outline
This thesis includes six studies that were part of two real-world initiatives: (1) the
Strategy for Patient-Oriented Research, and (2) Patients Active In Research and
Dialogues for an Improved Generation of Medicine. It comprises 10 chapters, each
dealing with actors’ various efforts to make patient engagement the new ‘business
as usual’ in health research decision-making. After this introductory (Chapter
1), Chapter 2 describes the main concepts and processes that can facilitate or
hinder the transformation towards a needs-oriented health research system,
supported by insights from systems and transition theory. Chapter 3 describes the
participatory research approach and methods. Chapter 4 looks at infrastructures
to facilitate connections between researchers and patients. Chapter 5 describes
the development of a training curriculum to facilitate competence building.
Chapter 6 describes the perspectives and experiences of patient partners and
researchers who work together and ways to evaluate this. Chapter 7 reports the
benefits and costs of patient engagement and methods for its evaluation. Chapters
8 and 9 describe the co-development and testing of a patient engagement
monitoring and evaluation framework to facilitate collective learning. Chapter 10
presents a reflection on the study findings and the contributions of the explored
infrastructures to the embedding of patient engagement in health research
systems.
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CHAPTER 2
Concepts and theories for system
change

CHA PTER 2

“A systems approach begins when first you see the world through the eyes
of another.” (C.W. Churchman, 1968)
This chapter describes the main concepts, and actors, followed by theoretical
insights and approaches to change the system. This thesis departs from system
innovation and transition theory by offering an appropriate framework for
understanding systems and the processes that can facilitate or hinder the
transition towards a needs-oriented health research system.

2.1 Defining concepts
We defined a needs-oriented research system as a system that considers the needs,
values and perspectives of patients and others who may use research findings
(e.g. professionals, policymakers). Also known as Patient-Oriented Research,
patient-centred research, demand-driven research, and Responsible Research
and Innovation. In practice, a needs-oriented research system engages patients as
partners. The language used to define patient engagement differs widely. There
is no commonly accepted definition of ‘patient engagement’ and terms such as
‘patient and public involvement’ or ‘patient participation’ are all commonly used.
This section discusses the differences, similarities, and terminology challenges.

Who are the patients?
According to the Cambridge Dictionary of English, the term ‘patient’ means “a
person who is receiving medical care, or who is cared for by a particular doctor or
dentist when necessary” (Cambridge Dictionary, n.d.). The literature distinguishes
three types of patients: (1) individual patients: (2) patient representatives; and
(3) patient organisation representatives (Warner et al., 2018). Individual patients
can share their personal experience of living with a disease, whereas patient
representatives can connect their experiences with a larger population of patients
living with a specific health condition. They are often able to tell a ‘we-story’ as
well as their ‘I-story’ (Pittens, 2013). They may or may not be affiliated with an
organisation. Patient organisation representatives are formally mandated to
represent and express the collective views of a patient organisation on a specific
issue or disease area (Warner et al., 2018).
In practice, the terms ‘patient’ and ‘engagement’ differ according to the setting
and country. For example, in Canada, the Strategy for Patient-Oriented-Research
(SPOR) defines ‘patient’ as “an overarching term that includes individuals with
personal experience of a health issue and informal caregivers, including family and
friends” (Canadian Institutes of Health Research, 2015a). In the United Kingdom,
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‘patients’ tend to be included in the more commonly used term ‘public’, which
includes patients, potential patients, carers, and those who use health and social
care services as well as people from organisations that represent service users
(INVOLVE, 2012c). Alternative terms such as ‘consumer’, ‘client’, and ‘user’ are also
common, which focus more on someone who is choosing and/or using a product
or service (Australian Government, 2012; Consumer and Community Health
Research Network, n.d.). The term ‘community’ is often used in approaches such
as community-based participatory research, referring to a group of individuals, for
example, an Indigenous community or the perspectives of people living with HIV.
Although there are differences, all terms seem to be used to distinguish between
the perspectives of people who have a professional role in health research or
health services and those who are receiving services or participate in healthrelated research. In fact, we are all actual, former, or potential users of health
services, therefore the term ‘patient’ involves potentially everyone who has or may
have a lived experience of health care. That said, some prefer to use the terms
‘client’, ‘caregiver’, ‘user’, and other terms.

2

Rather than trying to reach a consensus on the terminology, what is important is
to understand when to use what term and what perspectives to consider when
thinking about engaging people in research (see Table 2.1). In this thesis, we mainly
use the term ‘patient’ to refer to people with expertise in living with or caring for
someone with a health issue. The expertise acquired through their experience
with a health issue is called experiential knowledge, which we further explain in
the next paragraph.
Table 2.1 Terms used to refer to people in health research adapted from Greenhalgh (2017)
Term

Definition

When to use this term

Public

All of us, especially in a defined
country or geographic region

When talking about accountability to the
public (e.g. whether something is a good
use of people’s taxes)

Citizens

The singular of ‘the public’

When looking for someone to represent
the public perspective and whose first
orientation is the public good

Community

A group of people with shared
characteristics (e.g. culture,
interest, circumstances)

When looking for individuals to represent
the voice of a group with shared
characteristics

Consumers

People who make choices (and –
usually though not always – pay
for them)

Where information is being produced to
inform a choice (e.g. by patients, service
users, or their families and carers)

Patients

People who are seeking or
receiving health care

When looking for expertise in what it
means to live with a health issue and/or
receive care

Service users

People who use or seek to use a
health service (including patients,
carers, parents)

When looking for the user experience of
assessing and using services
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Table 2.1 Continued
Term

Definition

Advocates or
representatives

People who speak (and have the
When seeking the perspective of an
mandate to speak) for a particularly individual or group who cannot (or prefers
vulnerable person or group
not to) provide that perspective themselves

When to use this term

Research
participants

People who take part in research

When undertaking research or seeking
the perspectives of those who take part in
research

Experiential knowledge
In decision-making, multiple sources of knowledge of different actor groups
are important. For example, researchers bring scientific knowledge, health
professionals bring practical knowledge, and patients have experiential
knowledge (Pittens, 2013). In practice, there may be overlapping areas of
knowledge, as researchers could also be patients themselves (and thus have
experiential knowledge) and patients could have a background in science (and
so also have scientific knowledge). Besides ‘patient’, the terms ‘lay’ and ‘expert’
patients are used. The term ‘lay patient’ refers to those who do not have training
in a particular field but bring personal experience and common sense. Patient
experts bring, in addition to their personal experience, technical knowledge
about research procedures. For example, EUPATI Fellows have been trained by
EUPATI on the full spectrum of medicines R&D (Warner et al., 2018). This form
of proto-professionalism (experiential knowledge extended by scientific insights)
could facilitate conversations between patients and researchers. Health research
systems is a hierarchical world in which expertise is seen as very important.
Patients may gain recognition by possessing similar knowledge as the actors in the
system, this may lead to more equal relationships and shared power. However,
as a consequence, it may also result in sharing less experiential knowledge as
patients adapt to the current health research system, and might consequently
lose their credibility as a representative of the patient community and may
exclude ‘lay’ patients (Pittens, 2013; Schölvinck, 2018). In essence, all patients are
experts in their various ways (Elberse, 2012; Pittens, 2013). Patients’ experiential
knowledge is based on lived experience that other actors in the health research
system usually do not have. What that expertise differs according to the patient,
as patients (choose to) live with the same condition in different ways and have
different backgrounds (Gavin, 2019). Patient engagement is about bringing
experiential knowledge into decision-making processes.
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Patient engagement in health research
There is no commonly accepted definition of ‘engagement’ and terms such
as ‘involvement’ or ‘participation’ are also used depending on the context. In
the Netherlands, the term ‘participation’ is used to refer to activities in which
patients contribute to research projects, whereas in the United Kingdom the term
‘involvement’ refers to these activities and in the United States and Canada and
at a European Union (EU) level the term ‘engagement’ is used. All terms define a
process in which people with experiential knowledge are brought into the health
research decision-making process. In this thesis, the term ‘patient engagement’ is
used as this term was most common in the study context, meaning health research
decision-making being carried out with patients. Patient engagement is feasible
in many settings and phases of research: preparatory phase (agenda-setting,
prioritisation of research topics and funding), execution phase (study design &
procedures, study recruitment, data collection, and data analysis), translation
phase (dissemination, implementation, and evaluation) (Domecq et al., 2014).
Examples of roles and activities include, but are not limited to, joint grant holders
or co-applicants, on a research project identifying research priorities, members
of a project advisory or steering group, commenting and developing patient
information leaflets or other research materials, commenting and developing
research protocols, carrying out (part of) the research, and commenting and
developing dissemination strategies (INVOLVE, 2012c). See Box 2.1, 2.2 and 2.3 for
examples of patient engagement in health research.

2
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Box 2.1 Example of patient engagement in health research, slightly adapted
from a publication in JNCI Monographs (MacLeod et al., 2017)
Project Title: CHoosing Options for Insomnia in Cancer Effectively (CHOICE)
Background: The CHOICE Study is a comparative effectiveness trial
comparing acupuncture with cognitive behavioural therapy for insomnia
(CBT-I) in cancer survivors.
How have patients been engaged in this study? The CHOICE patient
advisory board consists of eight individuals, heterogeneous in their experience
of cancer, who work diligently with the research team to maintain the patientcenteredness of this randomized controlled trial. The Principal Investigator
and research team spent six years building relationships with us and other
stakeholders in preparation for this study. This pre-engagement process
aided in the development of the research questions and approach. The
advisory board also reviewed the inclusion/exclusion criteria for the study
and identified specific areas where the exclusion criteria could be relaxed to
be more generalizable without jeopardizing the scientific rigor. Based on the
feedback we provided, the research team incorporated a secondary patientreported outcome to capture the experience of mental fatigue associated
with poor sleep. The patient advisory panel also felt strongly that the study
would benefit from incorporating patient interviews to better understand
the factors shaping patient decision-making, experience, satisfaction, and
outcome. This led to the mixed-methods design as part of the clinical trial.
During the recruitment phase, several members of the patient advisory
board promoted awareness of the study through their connections with
the cancer support community. Our advisory members also partnered with
the study team and members of the Abramson Cancer Center’s Office of
Diversity to speak about the CHOICE Study at local cancer support groups
and events. As a result of the patient advisory board members’ efforts, the
study boasts 32% minority enrolment. This substantial achievement will
help reduce disparities in the understanding of the cancer experience and
how best to treat common side effects, like insomnia, pain, and hot flashes,
in diverse populations. We have helped create a study website as well as a
patient-centred blog to reach potential participants and provide evidencebased information about research in an easy-to-understand format. All these
efforts have helped the study reach its enrolment goals ahead of schedule.
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Box 2.2 Example of patient engagement in health research, slightly adapted
from Street et al., (2021)
Project Title: Why Don’t Breast Cancer Gene Carriers in Newfoundland and
Labrador Receive Adequate Cancer Screening and Prevention?
Background: In Newfoundland and Labrador (NL) in Canada there are
about 300 people with inherited defects in the Breast Cancer Gene (BRCA).
However, approximately a third of women with BRCA in NL are not receiving
cancer screening or prevention according to guidelines. It is not known why
people are not getting the care they need, and this study explores the reasons
for low compliance, using mixed methods, such as surveys of BRCA carriers,
qualitative interviews with BRCA carriers, and clinical database reviews.

2

How have patients been engaged in this study? Patient co-investigators
are all members of families affected by inherited breast or ovarian cancer. All
three are BRCA carriers; one has had cancer and prophylactic interventions,
while the other two have not yet decided to undergo surgery. These patient
partners have attended research team meetings, reviewed, discussed, and
ultimately helped choose survey instruments and will review study analyses
and assist with knowledge-translation efforts. They have also worked with
a Masters student undertaking qualitative interviews as part of thesis work
to ensure the qualitative interview guide contained questions of priority to
families affected by BRCA and that were comprehensible to patients.
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Box 2.3 Example of patient engagement in health research by Mike Warren,
patient partner
Project Title: Case management in primary care for frequent users of
healthcare services with chronic diseases and complex care needs:
Implementation and realist evaluations
Background: The aim of the project is to assess how, for who, and under
what conditions case management can be used to improve outcomes for
patients with chronic conditions and complex health care needs in 10 primary
care clinics in 5 Canadian provinces. Through a matchmaking process Mike
Warren was, together with others, recruited to join the research team. “Since
my wife and I had many years of experience participating in an early form of case
management in the treatment of our son this was for us a way to give something
back for all we gained from health research and the health care system”.
How have patients been engaged in this study? Some of the activities
that patient partners brought to the PriCARE project include: a patient’s
perspective on the research proposal and refinement of the research
questions and implementation decisions. Patient partners made important
contributions to the development of research instruments and tools (e.g.,
patient questionnaires, interview guides), to ensure the right questions are
being asked in an appropriate and sensitive way. Furthermore, we developed
a patient journey graphic to help patients understand the role of the case
manager, thereby increasing their comfort in participating in the project.
Patient partners also participated in the analysis and interpretation of focus
group and interview data. In addition, we co-developed and presented
research material at national and international conferences.

There are various forms of engaging patients, from basic levels in which patients
are consulted but do not have a say in final decisions (e.g. consultation via surveys,
interviews, or one-off events) to higher levels in which patients have an equal say
or final say in research decision-making (e.g. collaboration in research teams,
voting panels). The level of power differs and also depends on the timing of
engagement (e.g. early in the process or after some decisions have been made).
While Arnstein (1969), followed by others such as the International Association for
Public Participation (2014), distinguishes levels of influence, what is meant with
‘power’ is not straightforward (Green, 2016). In this thesis, ‘power’ refers to actors’
influence in the decision-making process by which research is prioritised, funded,
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designed, conducted, and disseminated. Although higher levels of engagement
result in more power, it should be noted that not all patients may wish to take on
a role as collaborator or co-leader, some patients may prefer to be consulted and
do not wish to have a final say in the decision-making process. Also, higher levels
of engagement may not be appropriate for all research phases or projects. The
question is how and when patients can be effectively involved to have a meaningful
role in research decision-making. Engagement approaches and practices can
– and should – vary, depending on the condition, geography, target population,
type of health-care setting, context, and phase of research (Patient-Centered
Outcomes Research Institute, 2018). Furthermore, research indicates that there is
a risk of tokenism, meaning ‘tick-box’ behaviour without giving patients a real say
in decision-making (Snape et al., 2014).

2

In this thesis, meaningful patient engagement is defined as:
The engagement of patients (or their representatives) in health research
decision-making processes on the basis of their experiential knowledge, thereby
enhancing the legitimacy of research decisions and encouraging a mutual
learning process between stakeholders, in the spirit of creating shared value.
Adapted from Schölvinck (2018)
Several standards and quality criteria have been developed to guide and assess
the meaningfulness of patient engagement practices. Some common criteria for
meaningful patient engagement can be found in Box 2.4.

33

CHA PTER 2

Box 2.4 Meaningful patient engagement practices (Caron-Flinterman, 2005;
Patient Focused Medicine Development, n.d.; Street et al., 2021; UK Public
Involvement Standards Development Partnership, n.d.).
Representativeness of stakeholders: engagement practices should try to
include a diverse group of people, reflecting the research needs and those
who may benefit from research outputs.
Mutual respect and inclusiveness: opportunities should be inclusive and
accessible, creating respectful and productive relationships. Accessibility
may be facilitated by exploring different ways of engagement and barriers
to contributing to engagement activities.
Resources, support and learning: stakeholders should be given access to
(learning) resources and given dedicated support (if needed) to build capacity
and capability for engagement.
Shared purpose, roles and responsibilities: engagement practices should take
into account the values, expectations and needs of those involved, including
co-creating a shared purpose and understanding of roles and responsibilities.
Communication and documentation: a communication plan should be
developed for engagement activities. Stakeholders should be using plain
language for multidirectional communications, providing updates and
feedback, and sharing learnings and impacts.
Governance, continuity and sustainability: stakeholders should work on
maintaining relationships to ensure continuity and sustainability during
and beyond engagement activities. This may include a role for patients in
research governance and decision-making bodies.

In line with problems with embedding patient engagement described in Chapter
1, research shows that these criteria for meaningful engagement are often not
met in practice (Faulkner et al., 2021; Schölvinck, 2018). Stakeholders experience
several challenges (e.g. difficulties in findings patients, lack of shared purpose)
and acknowledge that patient input is often not part of decision-making (Faulkner
et al., 2021). Systematic embedding of patient engagement in the health research
system is needed to create meaningful partnerships, including infrastructures
to undertake and enhance patient engagement activities (Faulkner et al., 2021;
Schölvinck, 2018). To enhance the role of patients, we first need to understand the
actors and processes underlying these systemic features, of the health research
system, as described in the next section.
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2.2 Understanding the health research system
This section aims to understand how the health research system operates
to identify the systemic features that need to change to enhance meaningful
engagement of patients. We will first discuss the functions and evolution of the
system, supported by insights from system innovations and transition theory.

Functioning of the health research system

2

The health research system is a social system that exists between two larger
complex systems: the research system and the health(care) system (Caffrey et al.,
2016; Pang et al., 2003). The World Health Organization (WHO) defined the health
research system as:
“the people, institutions, and activities whose primary purpose in relation to
research is to generate high-quality knowledge that can be used to promote,
restore, and/or maintain the health status of populations”
(Pang et al., 2003, p. 816)
This social need is addressed by different disciplines (subsystems) conducting
health research including biomedical, clinical, health services, and social,
cultural, environmental, and population health research (Pang et al., 2003). The
assumption is that research moves from biomedical research (testing in the lab),
to clinical research (testing on people), and then into health decision-making and
clinical practice. However, only a few research results make it into everyday clinical
practice (Kok, 2021; Morris et al., 2011), partly because the research priorities
might not have relevance for knowledge users (Chalmers et al., 2014).
Health research is fragmented, highly specialised, with little communication
between disciplines and clinical and public users, limiting the uptake of knowledge
(Pang et al., 2003). WHO developed a framework for describing and analysing the
health (research) system, based on four functions: (1) stewardship; (2) financing;
(3) creating and sustaining resources; and (4) producing and using research (Pang
et al., 2003). Although this framework is useful to describe and analyse health
research systems, it provides little understanding of the interactions between
functions and actors. In the next paragraphs, we describe how the health research
system emerged, is maintained and may change to better understand system
dynamics that affect the functioning of the health research system.
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How did the health research system emerge?
There is a long history of scientists and physicians conducting health or medical
research. James Lind (1747) is considered the first doctor to have conducted a
controlled clinical trial (“treatise on scurvy”), followed by the introduction of a
placebo in 1800. The idea of randomised controlled trials (RCT) was introduced
in 1923 and became the dominant model for the design and implementation of
medical research. Ethical committees and regulatory guidelines on how to conduct
good scientific research are rooted in misconduct of research during World War II
and aim to protect the rights of human participants in medical research. Successes
were achieved with early studies of antibiotics and vaccines for treating infectious
diseases. In the early 20th century, medical research became a highly regulated
system with national regulatory authorities appointed in most countries to
oversee and monitor medical research (Bhatt, 2010). Based on historic successes,
the first systemic features included specialisation (disease-specific research),
standardisation (RCT design) and ethical guidelines for research.
In the 20th century, in the wealthier countries, life-threatening infectious diseases
were largely replaced by chronic diseases and antibiotic resistance became more
prominent. Non-communicable diseases (NCDs) have more complex pathologies
as these emerge in interactions between the body, human behaviour and people’s
life conditions (Broerse & Grin, 2017). It is argued that RCT design cannot deal
with multifactorial health challenges such as the prevention and treatment of
NCDs (Elberse et al., 2017). RCT designs provide evidence about the efficiency
and effectiveness of interventions in controlled settings, but not about how these
interventions can be applied in the real world. Interventions are not necessarily
readily implementable in real-world settings. Although drugs are usually regarded
as easy to implement – in terms of production, distribution and use – complexities
in drug development are often deliberately neglected in clinical trials. For example,
drugs are predominantly tested on homogeneous standardised groups (typically
young men); interventions are therefore not necessarily suitable for other people,
such as pregnant women, children, ethnic groups and the elderly. Bias in research
and innovation towards simple or simplified causal relationships, quantitative
methods, and monodisciplinary approaches has been observed widely (Elberse
et al., 2017).
Furthermore, the topics addressed in the health research system tend to be
almost exclusively set by scientists and researchers and the system is therefore
characterised as being ‘supply driven’. There is, however, a gap between what
scientists and researchers consider relevant and what patients prioritise. Generally,
patients prioritise a broad range of research topics, such as comorbidities,
psychosocial issues, pain, health promotion, and access to care which rarely fit
disease-specific specialisations that characterise in the current system (Caron36
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Flinterman, 2005; Elberse et al., 2017; Etchegary et al., 2017; Schölvinck, 2018).
Using traditional research methods for solving todays’ health challenges and
patients’ priorities may lead to (more) research waste by inadequately addressing
the complexity, patients’ needs, priorities and their context.
As mentioned above, systemic features, such as specialisation and standardisation,
emerged based on historical developments (Schuitmaker-Warnaar, 2012).
A system, including its resources and functions, emerges as a result of actions
from individuals and organisations. As described by Giddens (1984), actors
create and use a set of rules and resources, which form the context in which they
operate. Giddens argues that individual actions are influenced by structuring
elements (Giddens, 1984); researchers are, for instance, using standardised
research methods. Shared rules about how to prioritise, conduct and report
research provide meaning to the functioning of the system, but at the same time
rules can restrict individuals to do research differently as actors tend to adhere
to the collective rules of the system. In this way, actors are contributing to the
stability of a system, resulting in sometimes undesirable but normalised practices
(Arkesteijn et al., 2015).

2

How is the system maintained?
Building on the work of Giddens (1984), van Raak (2015) and de Haan (2010) argue
that a system can best be described and understood by its dominant structures
(organising), cultures (thinking), and practices (doing), which together form a
constellation (Van Raak, 2010). In this model structure and culture are grouped as
the structuring elements described by Giddens. To define these elements, we use
van Raak (2015):
• Culture refers to a set of values, norms, and perceptions that are shared by
most of the actors involved, influencing the behaviour of actors in practice.
• Structure refers to how the system is organised in terms of the physical
structures and resources, regulations and legal rights, and other material
elements or aspects structuring the behaviour of actors in practices.
• Practice refers to actors’ routines and actions in their context, which is
influenced or inhibited by the structure and culture. The structure and
culture, in turn, are influenced by practices.
Figure 2.1 shows the interlinkages between culture, structure, practice, and
actors in the research context. The research culture refers to values on sources of
knowledge (e.g. scientific, experiential, practical), perceptions of ‘good’ research,
and appreciation of peers. The research structure relates to the research facilities,
quality standards, ethical guidelines, funding procedures, decision-making
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policies, and review criteria. The research practice refers to the way and by whom
research priorities are set, research is conducted, and knowledge is shared and
used. Actors are the organisations and individuals who shape the system and
reproduce the culture, structure and practices by which the system maintains its
stability (Schuitmaker-Warnaar, 2012; Van Raak, 2010).

Figure 2.1 Production of legitimacy and research products by a constellation adapted from van Raak (2015)

Avelino and Wittmayer (2016) further describe the role of actors and power
dynamics using the multi-actor perspective. Organisational actors in the field of
health research include public funding agencies and safety and quality agencies
(state level); pharmaceutical companies (market level), patient organisations and
community groups (community level), and research foundations, charities, and
universities (third-sector level). Individual actors include policy-makers, regulators,
and voters (state level), patients, consumers and (health) professionals (market
level), citizens, family members and friends (community level), and researchers,
patient advocates, and research participants (third-sector level). These actors vary
in their roles as well as their level of power. A single individual can have multiple
roles, for example, a policy-maker may also be a patient and research participant.
Typically, roles are related to a set of agreed activities, rights, and responsibilities
(based on social constructions that are widely recognised as legitimate and
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normal features) (Avelino & Wittmayer, 2016). Theories of power (Lukes, 2005)
illustrate that power can be visible (e.g. institutions, structures, resources, rules),
hidden (e.g. agenda-setting, some voices more dominant within decision-making),
or invisible (e.g. embedded in beliefs, language or assumptions) (Farr et al., 2021;
Lukes, 2005). In the health research system, researchers are powerful actors
who prioritise, design, (re)produce, and review research. Government agencies
may control research priorities, resources and rules. End users (e.g. decisionand policy-makers, health professionals, patients, and the public) may use the
knowledge produced for better health (care) but have limited say in decisionmaking processes. Patients often have the most understanding of living with a
health issue and may participate in health research, but have limited power within
the current research system as it is believed that experiential knowledge is of little
value to the research process (Caron-Flinterman et al., 2007; Farr et al., 2021).
Changing the role of patients (also including the role of research partner) as well
as their power (involvement in decision-making processes) thus means changing
the dominant culture, structure and practice. Hence it implies a system change.

2

Under what conditions may the system change?
Social systems are adaptive as actors shape and can change them. However,
system change is highly unpredictable and non-linear (Plsek & Greenhalgh, 2001)
and can take decades (25–30 years), while resistance from actors in the field can
be expected (Essink, 2012; Loorbach, 2007). Several scholars have studied new
forms of decision-making, in which patients are involved as research partners.
They concluded that systemic features hinder the embedding of patient
engagement (Elberse et al., 2017; Schölvinck, 2018). Despite efforts to promote
patient engagement, actors seem to align to the dominant structures, preventing
them from changing the way they do research (practice) and hampering them
from recognising the value of experiential knowledge (culture) (Schölvinck, 2018).
This suggests that patient engagement encounters resistance; and that actors
tend to stick to their routines, their ways of thinking, and organising (Essink, 2012;
Rotmans & Loorbach, 2009; Schuitmaker-Warnaar, 2012).
De Haan (2010) distinguished three drivers for system innovation. Actors will
probably act when they feel an urgency to solve problems. For example, a tension
between the dominant constellation and the landscape (e.g. new diseases, patient
empowerment), or stress (e.g. slow uptake of research), or pressure (e.g. new
patient-centred research approaches may become a competitor for the current
constellation). These conditions can trigger actors to reflect and fundamentally
change their structure, culture and practice to facilitate patient engagement. In
the next section, we describe how a needs-oriented health research system in
which patient engagement is embedded might look like.
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2.3 From a supply-oriented to a more needsoriented health research system
In this thesis, patient engagement is considered a social innovation, it is argued that
the health research system can become more needs-oriented and thereby better
fulfil a social need by integrating patient perspectives in research decision-making
processes. As explained above, the functioning of the system emerges from the
dominant culture and structure which influence the practices of organisations and
individuals. Embedding patient engagement requires a shift from the prevailing
constellation to a new constellation. In this section, we further describe the
dominant constellation and the systemic features that need to change to embed
patient engagement in health research decision-making.

Culture
In a supply-oriented health research system, the research community considers
research as ‘good’ if it is conducted according to standards of good scientific
practice as prescribed by the discipline, and the scientific impact is ‘high’. To this
end, researchers tend to focus on topics that can lead to publishable results in
highly ranked journals. The recognition of researchers is based on publication
rates and citation scores (Elberse et al., 2017). Researchers define ‘true’ knowledge
as data generated by systematic enquiry and evidence-based research (Elberse
et al., 2017; Staley & Barron, 2019). Patients’ knowledge acquired from their
experience of living with a health issue is not valued as usable, ‘true’ knowledge
by the research community (Caron-Flinterman, 2005). Evidence-based research is
a movement in the medical sciences based upon the application of the scientific
method (e.g. RCTs), in which there is a strong focus on quantitative measures
and validated scientific methodologies (e.g. validated questionnaires). This does
not leave much room to integrate experiential knowledge (e.g. adapting research
questions that are unclear or irrelevant from a patient perspective) and therefore
forms a barrier for patient engagement (Elberse et al., 2017). As a result, patients
may consider the benefits of health research as limited for their lives (Elberse et
al., 2017).
In a needs-oriented health research system, experiential knowledge is seen as a
valuable complementary source of knowledge, and patients are acknowledged as
partners in research (Elberse et al., 2017; Schölvinck, 2018). Flexible approaches
to research methodologies are valued and attention is given to who defines and
designs the content of (validated) tools (Baines & Donovan, 2019). In this system,
the research community and other stakeholders consider research as ‘good’
when it has a ‘high’ social impact. The recognition of researchers may be based
on the quality of the research and the social impact, for example, the relevance of
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research topics, the attention that research output gained (e.g. Altmetric Attention
Score), and the perceived usefulness of research findings by knowledge users
(Celeste et al., 2014).

Structure
A supply-oriented health research system is highly specialised in a range of disease
areas and disciplines which are not integrated (compartmentalisation) (Pang et
al., 2003). Research proposals and outputs are reviewed by other researchers
(‘peer review’) and rewarded based on research excellence with limited attention
to its social relevance (Elberse et al., 2017; Schölvinck, 2018). Rules and regulations
inhibit forms of contact between pharmaceutical companies, researchers, and
patients, as it is unclear which forms of contact are allowed (Elberse et al., 2017) and
whether or not ethics approval is required. Also, regulators and health technology
assessment bodies base their decisions about health care and health policy on
evidence-based medicine as the gold standard (Staley, 2015), which encourages
actors to use validated methodologies with a focus on psychometric properties.

2

In a needs-oriented research system, it is acknowledged that many of the problems
patients face are complex, such as co-morbidities, psychosocial issues or pain, and
rarely fit one specialisation, leading to the need for interdisciplinary and integral
patient-centred approaches (Elberse et al., 2017; Schölvinck, 2018). Funding
organisations (such as charities) provide funding to address specific conditions as
well as multiple problems (Elberse et al., 2017). Resources for patient engagement
are available and research funders consider these a permissible expense.
Furthermore, research proposals and outputs are not only reviewed by researchers,
but also by patients and other knowledge users. Campaigns and policies, such
as the BMJ Patient and Public Involvement strategy (BMJ, n.d.), facilitate patient
engagement in research (including peer review). Journals may require researchers
to report on how patients were involved as partners in the research study.
Furthermore, infrastructures facilitate structural patient engagement (Schölvinck,
2018). Infrastructures can be seen as the facilities, services and structural elements
needed to enable and enhance patient engagement to support the functioning
of a needs-oriented health research system. For example, facilities that support
connections between patients, researchers, and pharmaceutical companies.

Practice
In a supply-oriented health research system, decisions are made mainly by researchers and the pharmaceutical community. Patients mainly take part in research as a participant. Researchers are trained in ‘traditional’ research approaches, which encourages them to make decisions based on a narrow definition of
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evidence-based knowledge. Research findings are shared with a mainly academic
audience via peer-reviewed journals (Elberse et al., 2017; Schölvinck, 2018).
In a needs-oriented health research system, research decisions are made with
patients and other knowledge users. Researchers are trained in ‘participatory’
research approaches, which encourages them to engage patients in research
decision-making. Furthermore, research and patient communities invest time
in building long-term relationships. In this system, attention is given to sharing
research findings in ‘plain language’ with patients and the public via publicly
accessible channels (Elberse et al., 2017; Schölvinck, 2018).
Table 2.2 provides an overview of the constellation change from a supply-oriented
health research system to the proposed needs-oriented health research system in
which patients play an active role.
Table 2.2 Overview of the constellation change from a supply-oriented health research system to the
proposed needs-oriented health research system
System

Supply-oriented health research
system (‘norm’)

Proposed needs-oriented health research
system (‘norm’)

Culture

Evidence-based research based solely on
scientific knowledge is the gold standard

Experiential knowledge is seen as a valuable
and essential complementary source of
knowledge

Research is considered ‘good’ if scientific
impact is high

Research is considered as ‘good’ if the
scientific quality ánd social impact are high

Recognition of researchers is based on
publication rates and citation scores

Recognition of researchers is based on
social relevance, the attention given to
research outputs, and their perceived
usefulness

Research proposals and outputs are
reviewed by other researchers

Research proposals and outputs are also
reviewed by patients and other knowledge
users

Structure

Specialisation, mono-disciplinary research Inter- and transdisciplinary research
approaches, and grants
approaches, and grants
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Compartmentalisation, actors work in
silos, pharmaceutical companies and
researcher scarcely interact with patients

Infrastructures facilitate integration
and connections between patients and
researchers, training opportunities are
available

Rules and regulations inhibit forms
of contact between pharmaceutical
companies, researchers, and patients

Campaigns and policies facilitate
partnerships between pharmaceutical
companies, researchers, and patients,
resources for patient engagement are
available and research funders regard these
as a permissible expense

Concepts and theories for system change

Table 2.2 Continued
System

Supply-oriented health research
system (‘norm’)

Proposed needs-oriented health research
system (‘norm’)

Practice

Research decision-making by researchers

Research decision-making with patients and
other knowledge users

Limited knowledge and skills on how to
work in patient–researcher teams

Competent in working with patients/
researchers as partners

Top-down relationships between
researchers and patients

Long-term relationships between patients
and researchers on equal footing

Research findings are mainly shared with
an academic audience

Research findings are also shared with
patients and the wider public

2

2.4 Strategies for system change
So, how do systems change and how can system change be influenced? A range
of (conceptual) approaches have been developed to understand and govern
transitions, including a multi-level perspective (Geels, 2002), a multi-pattern
approach (de Haan & Rotmans, 2011), reflexive governance (Voß et al., 2006),
and change management (Grol & Wensing, 2013). In this section, we describe the
processes and governance for achieving system change.

Process of system change
To understand and describe long-term system changes, scholars working with
transition theory have introduced the Multi-Level Perspective (MLP). This theory
provides insights into the mechanisms that drive system change (Geels, 2002) and
relates to the constellation perspective. The constellation perspective elaborates
on the structure, culture and practices, and the process of change (Loorbach
et al., 2017). Below, we further explain these perspectives to provide a better
understanding of how systems may change.
The MLP (Geels, 2002), drawn from science and technology studies, evolutionary
economics and structuration theory, explains the interactions among three levels:
the landscape; the regime or the dominant constellation (as visualised in Figure 2),
and niches. According to the MLP system, innovations mainly develop as a novelty
emerges in a local practice (in this case engaging patients in a research setting),
and becomes part of a niche when a network of actors shares similar expectations
about the future success (e.g. more relevant research), and are willing to fund and
work on further development. Niches may emerge in response to stress within the
regime (e.g. difficulties with the recruitment of research participants, slow uptake
of research) or can emerge from tension with the landscape (e.g. trend of patient
empowerment).
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The MLP implies that change is driven by innovators – those who are intrinsically
motivated to contribute to system change – also known as niche players. In
several sectors, these are often initially outsiders (e.g. Uber in the taxi sector,
Tesla in the car industry). In the health sector, regime players often initiate niches
(Broerse & Grin, 2017). Today, most actors within the health research system
have acknowledged the need for engaging patients and partly integrated the
concept into their organisations (Getz, 2019). Teams experimenting with patient
engagement within organisations can be seen as a nested niche in the health
research system (Schölvinck, 2018). The nested niches are affected by the dominant
constellation ‘within’ and ‘outside’ the organisation. The individuals working at
patient-engagement departments aim to facilitate a change in the organisational
culture, structure and practice. For example, by creating new operating policies,
procedures and tools, advancing the use of patient engagement initiatives and
sharing best practices across the organisation (Getz, 2019).
Building on the constellation perspective, de Haan and Rotmans (2011) describe
‘patterns of change’. Following this socio-institutional perspective, constellations
may gain power either alone or by interacting with the dominant constellation (also
known as bottom-up change by empowerment and disempowerment). A change
may also emerge by a more top-down approach, for example by introducing new
rules and regulations that favour engagement of patients in research (also known
as re-constellation), or the dominant constellation may adapt to the new culture,
structure, and practice of another constellation (also known as self-change or
adaptation) (de Haan & Rotmans, 2011). Pathways to change may fail for different
reasons. For example, a common failure of top-down change is that actors are
unable and/or unwilling to do what they are supposed to do (also known as a
breakdown). On the other hand, bottom-up change may lead to shifts in power,
but may not lead to embedding and a return may be seen to the ‘normal’ state
(also known as backlash). Self-change may cause adaptations within the dominant
constellation, but this may lose momentum when actors lose interest in change
when urgency has passed, as a result, embedding will be sub-optimal (also known
as lock-in) (de Haan & Rotmans, 2011; Essink, 2012). Table 2.3 summarises the
pathways and patterns for achieving system change.
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Table 2.3 Pathways to achieve system change adapted from de Haan & Rotmans (2011) and Essink (2012)
Paths

Levels

Possible failure

Top-down path
(re-constellation dominated)

Macro-to-meso

Breakdown

Self-change path
(adaptation dominated)

Meso-to-meso

Lock-in

Bottom-up change
(empowerment dominated)

Micro-to-meso

Backlash

2

Reflexive governance
Traditionally, governance has been defined as the action or manner of governing
a country or organisation. System theorists hold the view that governance of
social systems is about the interactions between actors, as opposed to a central
government (Grin et al., 2011; Wittmayer et al., 2017). Below we discuss reflexive
governance strategies to provide a better understanding of how to govern system
innovation processes.
System innovation requires a multi-actor governance approach to reflect on
systemic features that influence the embedding of innovations (Loorbach &
van Raak, 2006). Smith (2007) states that all actors have to become ‘pragmatic
system builders’ who make compromises and help translate and mainstream new
practices. Reflexive governance approaches have been recommended to address
sustainability problems (Voß et al., 2006). The concept of reflexive governance
emerged during the 1990s in the context of environmental and sustainability
governance drawing on the social sciences (e.g. political science, sociology).
Reflexive governance can be seen as a way of steering that encourages actors to
analyse and reconsider their underlying assumptions, institutional arrangements,
and practices (Hendriks et al., 2007). Reflexive governance and reflection are closely
related: ‘reflexivity’ often refers to the social capability and political dimensions
of governance, whereas reflection refers to the cognitive dimensions (Feindt &
Weiland, 2018). Feindt and Weiland (2018) state that a governance mode can be
called reflexive “if it includes the perspectives, values, and norms of a variety of actors,
which in turn has consequences for the interventions of the governance system” (Feindt
& Weiland, 2018, p. 665)
Adaptive management and Transition Management (TM) can be seen as examples
of reflexive governance approaches (Feindt & Weiland, 2018). While these are
different approaches, some common management strategies are described in
Box 2.5.
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Box 2.5 Management strategies for system change (Voß et al., 2006)
Transdisciplinary knowledge production: different actors from science and
society need to work together to understand problems and change the system.
Experiments and adaptivity of strategies and institutions: learning by doing in realworld settings and adapting strategies as the process of change is uncertain.
Anticipation of long-term systemic effects of measures: strategies need to have a
long-term perspective (approximately 25–30 years) and should acknowledge
that effects may not become visible in the short term.
Iterative, participatory goals formulation: values of actors differ and may change
over time, therefore goals should be formulated with actors and be revised
regularly to adapt to the changing values and perceptions of problems.
Interactive strategy development: strategies have to be developed with all
relevant stakeholders to integrate their know-how, resources, and assure
support for implementation.

Systemic change is stimulated by collective learning, which aims at building reflexive
capacity by unpacking routines and shaping new practices with a diversity of actors
(Feindt & Weiland, 2018). The concept of collective learning draws on theory from
the learning sciences, organisation theory, sociology, and psychology (Garavan &
Carbery, 2012). In the literature, collective learning is variously defined and other
terms such as collaborative learning, social learning, horizontal learning, reflexive
learning are also used (Feindt & Weiland, 2018; Garavan & Carbery, 2012; Sol et al.,
2018). Collective learning can be considered as an expansion of individual learning
occurring at a group level. We have defined collective learning as a dynamic
process in a multi-actor setting oriented at shaping new practices through learning
from interactions. Reflexive evaluation approaches, such as Reflexive Monitoring
in Action (RMA), are often used to support system innovation by enhancing the
collective learning process with diverse actors that seek to contribute to systemic
change (Beers & Mierlo, 2017). The literature highlights the importance of the
role of learning networks, communities of practice, and experiments because
they provide a platform for social interactions (Feindt & Weiland, 2018; Fu et al.,
2006). Collective learning can also be enabled by making use of a boundary object
(Metze & Zuydam, 2018). Boundary objects can be used to facilitate conversations
between different knowledge systems. They are multi-interpretable as they are
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flexible enough to adapt to local needs, while stable enough to maintain a common
structure (Metze & Zuydam, 2018). In this way, boundary objects can function as
a vehicle to facilitate collective learning through interactions between individuals
and organisations from different knowledge systems.
The above-described theories provide a systems perspective on change. Reflexive
governance suggests that change can be facilitated by connecting actors,
doing experiments, enhancing reflexivity and collective learning. Following the
perspective that systems are shaped by actors (Giddens, 1984) and the social
interactions described above, individual actors’ motivation and preparedness
for change are also relevant. Theories drawing on behavioural sciences (e.g.
psychology) can be used to understand motivational factors and strategies that
can facilitate and accelerate change at an individual level. Below we introduce a
socio-psychological perspective on driving change at an individual level.

2

A socio-psychological perspective
Thomas and Velthouse (1990) argue that the extent to which individuals are
intrinsically motivated to contribute to change depends on the extent to which they
have a sense of impact, competence, meaning, and choice regarding the strategies.
Understanding what motivates individuals may help to choose strategies tailored
to specific interest groups. Strategies used to influence change at an individual
level range from facilitating strategies with a focus on competence building (e.g.
education, training, guidance), behavioural change (e.g. feedback mechanisms,
monitoring, decision support), social influence (e.g. peer comparison) to more
controlling strategies such as structural measures (e.g. resources, tools, practical
support) and financial measures (e.g. incentives, sanctions).
Essink (2012) found that competence building together with supportive structures
and experiments can be a useful strategy for system innovation. Competence
building can be conceptualised as combining and mobilising attitudes, knowledge,
and skills and applying those appropriately to specific situations (Frisch et al.,
2020; Gonczi & Hager, 2010). In the literature, competencies change agents
need are described such as transdisciplinary knowledge production, reflection,
experimenting, collective learning (Loorbach, 2007; Voß et al., 2006). Furthermore,
the literature lists a broad range of competencies individuals working in research
teams need for patient engagement in health research (Frisch et al., 2020).
According to the literature, patients need a basic understanding of the research
cycle and different research methods (Dudley, Gamble, Allam, et al., 2015; Frisch
et al., 2020; healthtalk, n.d.; INVOLVE, 2012a). Furthermore, patients need to
understand their role, the roles of others and the wider research context, for
example how decisions are made about research priorities and funding, research
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ethics, and how research influences healthcare (Dudley, Gamble, Allam, et al., 2015;
Frisch et al., 2020; INVOLVE, 2012a). Patients have to recognise and acknowledge
the skills and experience they bring from other areas of life, being able to
relate their own experiences to that of other people, and know-how to prepare
emotionally (Frisch et al., 2020; healthtalk, n.d.; INVOLVE, 2012a). Communication
skills and computer skills can also be helpful for specific roles (INVOLVE, n.d.-c).
Furthermore, patients need a positive attitude towards collaborative work and
confidence (Dudley, Gamble, Allam, et al., 2015; Frisch et al., 2020). The main
competencies for researchers include participation, communication, teamwork,
and conflict management (Frisch et al., 2020), for example, participatory methods,
facilitation skills, avoiding jargon, and managing group discussions (INVOLVE,
2012a). Furthermore, researchers need to develop knowledge and understanding
about the benefits and barriers to patient engagement, including how and
when to engage patients (Dudley, Gamble, Allam, et al., 2015; INVOLVE, 2012a).
Researchers need a positive attitude towards building partnerships with patients,
shared decision-making, and commitment to contributing to society (Frisch et al.,
2020). The competencies described above are often not addressed in education
programmes (INVOLVE, 2012a). Therefore, competence building strategies are
needed to facilitate meaningful patient engagement practices.
Research focused on the motivation of individuals for change suggest that
frontrunners (e.g. innovators and early adaptors) are often intrinsically motivated
and could be inspired by evidence (e.g. publications), whereas the majority tends
to be more sensitive to social pressure or opinions from strong leaders. Stragglers
(also known as laggards) are often externally driven, and tend to change in response
to rules, regulations, and/or incentives (Wensing & Grol, 2017). In practice, several
strategies are often combined to form a multifaceted approach to making the
innovation attractive to different kinds of ‘adopters’. Following this perspective,
change requires a mix of strategies tailored to the needs and situations of various
subgroups as these are often at various stages in terms of their preparedness to
change. Table 2.4 shows an overview of implementation strategies that can be
used to influence different groups to engage patients in health research.
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Table 2.4 Implementation strategies to influence different groups adapted from Grol & Wensing (2017)
Group

Frontrunners

Followers

Stragglers

Motivation

Intrinsic, ‘right thing to
do’, seeing the benefits

Want to be part of a
group, relationship

Extrinsic, pressure, or
economic drivers

Focus of influence

Cognition

Attitude

Behaviour

Strategy

• Evidence on the
benefits of patient
engagement
• Trustable sources
of information (e.g.
credited education,
journals)
• (Written) examples of
patient engagement
methods

• Personal sources of
information
• Opinions on patient
engagement from
strong leaders
• Feedback from
colleagues and/or peer
comparison
• Peer-to-peer activities
(e.g. meetings,
conferences)

• Rules and regulations
related to patient
engagement
• Sanctions and
incentives related to
patient engagement
• Strong leadership on
patient engagement
• Support for solving
practical challenges

2

It should be noted that the process of change described by Grol and Wensing
(2013) suggests a linear innovation pattern, following a sequence of steps and
strategies to transform organisations. More recent visions in the implementation
field argue that change is a more dynamic process that requires a participatory
approach that cannot be controlled and in which outcomes cannot be predicted
in advance e.g. described by Homan (2013) and Ten Have (2009), as also suggested
by system innovation theorists. Therefore, system innovation theorists have
emphasised the need for reflexive governance, including diverse actors in a
collective learning process, to facilitate systemic change. Competence building for
change is supportive in this reflexive system innovation process (Essink, 2012).

2.4 Knowledge gaps
This thesis looks at the efforts of actors to implement patient engagement, to
make this a routine practice in health research decision-making. As explored
above, a transition is needed to better fulfil the needs of patients and society
and reduce research waste. This requires a shift from a predominantly supplyoriented health research system to a more needs-oriented system. We see the
introduction of patients, a relatively new actor, as a social innovation needed
for more needs-oriented research. Making patients partners in health research
decision-making implies a radical change in the dominant culture, structure, and
practices. This non-linear process of change cannot be controlled in a traditional
manner. Governance approaches should focus on interactions between a variety
of actors and shared leadership.
The above-described theories suggest that there are several pathways, patterns
and approaches to achieving change. Various strategies aimed at implementation
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need to be combined in a multifaceted approach tailored to the needs and
situations of various (sub)groups. All theories acknowledge that the availability
of frontrunners, participatory multi-actor approaches, learning, and monitoring,
are of great importance for achieving system change. What is unknown is how
to best facilitate new practices and enhance cultural and structural embedding.
For example, how to best (dis)empower and support actors to create meaningful
partnerships. Furthermore, it is unclear how to monitor and evaluate patient
engagement practices to support learning and show the value of engagement.
This thesis aims to contribute to a shift towards a needs-oriented health research
system by exploring strategies that could facilitate the embedding of patient
engagement. The research projects were driven by the needs of individuals and
organisations in Canada and Europe and are described in Chapter 3.
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CHAPTER 3
Research design: A participatory
approach for change
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“If you want to go fast go alone, if you want to go far go together.”
African Proverb
This chapter outlines the research approach and methodology and also considers
the research validity and ethical considerations.

3.1 Aim and research questions
The challenges presented in Chapter 1 suggest a need for patient engagement in
health research decision-making to generate knowledge that can be used for solving
complex health problems. Although many collaborations and new practices have
emerged in the last decades, the embedding of patient engagement in the health
research system remains challenging. This thesis aims to better understand the
embedding of patient engagement, to contribute to a more needs-oriented health
research system. The research has been guided by the following research question:

How can the embedding of patient engagement in health
research be enhanced?
We defined embedding as integrating patient engagement throughout the research
cycle, to the point that it is no longer considered an ‘add-on’ but simply ‘the way we
do research or business’. In other words, the new ‘normal’ culture, structure, and
practices of the dominant constellation. We consider the embedding of patient
engagement to be enhanced if the quality, amount, and/or strength of patient
engagement practices are improved.
We hypothesized that infrastructures are needed to facilitate the embedding of
patient engagement. We defined infrastructures as the facilities, services and
structural elements needed to enable or enhance patient engagement to support
the functioning of a needs-oriented health research system. We have formulated
three sub-questions, based on the needs of individuals and organisations
implementing patient engagement:
1. How to facilitate connections between researchers and patients?
2. How to facilitate competence building for meaningful patient engagement?
3. How to facilitate collective learning and strengthen patient engagement practices?
In Chapter 2, systemic features and strategies that can facilitate or hinder a system
change were discussed. We defined strategies as the deliberate and purposeful
efforts to improve the uptake and sustainability of a new practice (Proctor et al.,
2009). In this thesis, we explore three strategies: (1) matchmaking support to
connecting actors; (2) training to facilitate competence building; and (3) monitoring
and evaluation (M&E) to facilitate collective learning.
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3.2 Research approach
We used a multiple case study approach to gain a better understanding of processes
and outcomes of patient-engagement practices in their context (Yin, 2009). In
general, case studies are the preferred method in addressing ‘how’ questions in
a specific real-world context (Yin, 2009). In the case studies, the guiding principles
of transdisciplinary research have been applied. Below we describe the real-world
initiatives (cases) and the transdisciplinary approach.

Real-world initiatives
System innovations are context-dependent, meaning that patient-engagement
efforts to facilitate system change differ across the globe. During my thesis
research, I was involved in two real-world initiatives (cases):

3

1. A partnership that aims to engage patients in the Canadian health research
system (CIHR-SPOR)
2. A partnership that aims to engage patients in the medicines research and
development system (PARADIGM)
These real-world initiatives aim to facilitate the transition towards a more needsoriented health research system. The initiatives were unique in the sense that
the actors and their approach to the embedding of patient engagement differed.
CIHR-SPOR mainly focused on practical support, capacity building, and funding
mechanisms to foster learning-by-doing. PARADIGM focused on normalising
patient engagement, aiming to expand the cultural acceptance from early adaptors
to the majority, by co-creating tools for structural embedding and developing
metrics for showing the value of patient engagement for all stakeholder groups.
Although change agents did not explicitly refer to an approach, implicit reference
to some key concepts of reflexive governance can be found. For example, both
initiatives emphasised the need for active participation of stakeholders, created
a multi-stakeholder environment, and fostered dialogues. The case studies were
conducted sequentially. The unit of analysis differed; in case one we aimed to
understand matchmaking and training strategies that can contribute to connections
and competence building (sub-questions 1 and 2), while also gathering some
insights regarding sub-question 3. The unit of analysis of the second case was
M&E to stimulate collective learning (sub-question 3). The overall aim was to better
understand how these strategies may contribute to a change in culture, structure,
and practices in the specific context. Table 3.1 gives an overview of the characteristics
of the initiatives, below we describe the initiatives and related studies.
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Table 3.1 An overview of two real-world initiatives
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Characteristics

Case 1: The Canadian Institutes
of Health Research (CIHR),
Strategy for Patient-Oriented
Research (SPOR)

Case 2: Patients Active In Research
and Dialogues for an Improved
Generation of Medicines (PARADIGM)

The system

The Canadian health research
system

The medicines research and
development system

Conceptualisation of
patient engagement

Meaningful and active collaboration
of patients in governance, priority
setting, conducting research, and
knowledge translation. For SPOR,
the term patient is overarching
and is inclusive of individuals with
personal experience of a health
issue and informal caregivers,
including family and friends
(Canadian Institutes of Health
Research, 2015a)

The effective and active collaboration
of patients, patient advocates, patient
representatives, and/or carers in the
processes and decisions within the
medicine lifecycle, along with all other
relevant stakeholders when appropriate
(PARADIGM, n.d.)

Pattern of change

Self-change (adaptation) (meso ->
meso level)

Self-change (adaptation) (meso -> meso
level)

Actors

Multi-actor: CIHR formed funding
partnerships with provinces
and territories, philanthropic
organisations, academic
institutions, and health charities.

Multi-actor: Public-private partnership
of European patient organisations and
biopharmaceutical companies, funded
by the Innovative Medicines Initiative
Joint Undertaking 2.

Networks

National collaborative research
networks involving researchers,
patients, policy-makers, academic
health centres, health charities, and
other stakeholders. They focus on
specific health areas identified as
priorities in multiple provinces and
territories.

Synergies with the Patient Focussed
Medicines Development (PFMD)
network, an open, independent global
coalition of stakeholders (since 2015).

Governance

Shared leadership: national
steering committee, members
include leaders from health
research funders, universities,
health care organisations, clinical
research, health charities, industry,
federal and provincial/territorial
governments, and citizens.

Shared leadership: project steering
committee, co-led by the European
Patients’ Forum (EPF) and European
Federation of Pharmaceutical Industries
and Associations (EFPIA).

Goal

Launched in 2011, with the vision
that by 2025, Canada will have
demonstrably improved health
outcomes and enhanced the
health care experience for patients
through the integration of evidence
at all levels of the health care
system.

Launched in 2018, with the mission
to provide a unique framework
that enables structured, effective,
meaningful, ethical, innovative, and
sustainable patient engagement
and demonstrates the ‘return on the
engagement’ for all players by 2020.

Capacity
development

Guided by a co-created capacity
development Framework to
provide a shared vision, key
principles, and considerations for
capacity development. A range of
learning opportunities and funding
for patient-oriented research
projects are offered.

Synergies with other initiatives like
the Patient Focussed Medicines
Development (PFMD) and the European
Patient Academy on Therapeutic
Innovation (EUPATI) which offer training
opportunities for patients and industry.

Research design: A participatory approach for change

Table 3.1 Continued
Characteristics

Case 1: The Canadian Institutes
of Health Research (CIHR),
Strategy for Patient-Oriented
Research (SPOR)

Case 2: Patients Active In Research
and Dialogues for an Improved
Generation of Medicines (PARADIGM)

Supportive services

Provincial and territorial hubs that
provide access to data, guidance,
tools, training to researchers,
clinicians, patients, and policy
makers interested in conducting
patient-oriented research.

Synergies with the Patient Focused
Medicines Development (PFMD)
network which provides a global hub
for practical tools to plan, assess and
execute any patient-engagement
initiative.

Learning cycle

A monitoring and evaluation
framework is currently in
development (L’Espérance et al.,
2021).

The project aimed to develop agreed
patient engagement metrics to increase
evidence demonstrating the impact of
patient-engagement practices.

3

Case 1 Strategy for Patient-Oriented Research (SPOR)
The first initiative concerned Canada’s Strategy for Patient-Oriented Research,
initiated by the Canadian Institutes of Health Research (CIHR), which wants to help
transform the role of patients to being a proactive partner who helps shape health
research and, as a result, health care (Canadian Institutes of Health Research,
2018d). To make patient-oriented research a reality, CIHR formed funding
partnerships with provinces and territories, philanthropic organisations, academic
institutions, and health charities Together, Canada's Strategy for Patient-Oriented
Research (SPOR) was created (Canadian Institutes of Health Research, 2018d).
SPOR is about changing the culture of health care in Canada, and an essential
component is to build capacity for patient-oriented research, through training and
career-development opportunities that support the creation and application of
patient-oriented research (Canadian Institutes of Health Research, 2018b). SPOR
established provincial and territorial hubs to facilitate patient-oriented research
through SUPPORT Units, Evidence Alliance, and the Canadian Data Platform
(Canadian Institutes of Health Research, 2018a). SPOR has funded a wide range
of patient-oriented research through two main mechanisms: (1) networks that
bring together researchers, experts, and patients from different disciplines who
are united by their passion to address the urgent health care challenges; and (2)
the Innovative Clinical Trials Initiative, which aims to improve clinical trials and
provides a stimulus for researchers and drug companies to adopt new, more
innovative methods (Canadian Institutes of Health Research, 2018c).
In the period 2016–2018, I was employed as Training and Capacity Lead by NL
SUPPORT and co-responsible for building capacity for patient-oriented research
in the province of Newfoundland and Labrador. The aim of the first study (A) –
described in Chapter 4 – was to explore ways to connect researchers and patients
to develop a supportive ‘matchmaking’ infrastructure. The second study (B) –
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Chapter 5 – focused on co-designing a training curriculum to provide training
opportunities as part of the learning infrastructure. The third study (C) – Chapter
6 – aimed to explore ways to monitor partnerships between researchers and
patients.

Case 2 Patients Active in Research and Dialogues for an Improved
Generation of Medicines (PARADIGM)
The second initiative concerned the Patients Active in Research and Dialogues
for an Improved Generation of Medicines (PARADIGM) initiative, co-led by the
European Patients’ Forum (EPF) and the European Federation of Pharmaceutical
Industries and Associations (EFPIA). This initiative was part of a global movement,
with the creation of the Patient-Centered Outcomes Research Institute (PCORI)
and the Clinical Trials Transformation Initiative (CTTI) in the USA. In Europe,
Patient-Focused Medicines Development (PFMD), the European Patients’ Academy
on Therapeutic Innovation (EUPATI), and IMI projects such as PARADIGM are
leading the effort of embedding patient engagement in R&D by co-creating
tools and training opportunities (Getz, 2019). The objective of PARADIGM was to
develop processes and tools for implementing patient engagement and a set of
metrics to measure its impact. PARADIGM also aimed to build capacity through
Open Forum sessions; an environment for co-creation of solutions with and by all
involved stakeholders to practise and advance patient engagement (PARADIGM
consortium, n.d.).
In the period 2018–2020, we facilitated the co-development of a Monitoring and
Evaluation Framework. The aim of the first study (D) – Chapter 7 – was to explore
the benefits and costs of patient engagement and methods for its evaluation. The
second study (E) – Chapter 8 – focused on co-designing a framework (including
metrics) that can be used for monitoring and evaluation of patient engagement
in the medicines-development lifecycle. The third study (F) – Chapter 9 – aimed to
test and tailor the framework with Community Advisory Board members and their
industry partners in a rare disease setting.

Transdisciplinary approach
Transdisciplinary research developed during the 1990s and seeks to better
understand dynamics and mechanisms for system change (Loorbach et al., 2017).
Transdisciplinary research is defined by Klein et al., (2001) as “a new form of
learning and problem solving involving cooperation among different parts of society
and academia to meet complex challenges of society” (Klein et al., 2001, p. 7). In
transdisciplinary research, solutions are devised with multiple stakeholders. In
a system innovation, stakeholders jointly need to change the structure, culture
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and practice, and therefore transdisciplinary knowledge production has been
found useful. Box 3.1 summarises the characteristics of transdisciplinary research
approaches.
Box 3.1 Transdisciplinary research approach (Bunders et al., 2010; Pohl &
Hadorn, 2008)
Diversity of perspectives: including actors from science and society, considering
the diversity of non-scientific and scientific perceptions of problems
Participatory research: shared decision-making with the stakeholders involved

3

Focus on real-world problems: grasping the complexity of an issue to develop
knowledge and practices that promote what is perceived as the common good
Unity of knowledge beyond disciplines: integration of disciplines to enable
cross-field learning

The studies conducted within the framework of this thesis followed a participatory
research approach, in which patients and other knowledge users were actively
involved in the research decision-making process. The researcher(s) took on
roles as facilitator, capacity builder, intermediary, and/or reflective scientist to coproduce knowledge (Sarkki et al., 2013). The principles of different transdisciplinary
approaches were used in the studies, including mutual learning between actors
and knowledge co-creation, with a specific focus on engaging non-dominant actors
such as patients and vulnerable groups. The Interactive Learning and Action (ILA)
approach was chosen for the study described in Chapter 9.

3.3 Research methods
For data collection in the different studies mostly qualitative methods were used
– collecting, analysing, and integrating data – using, for instance, interviews,
focus groups, document analysis, and dialogue meetings. Qualitative research
is exploratory and can be used to explain ‘how’ and ‘why’ a particular social
phenomenon operates as it does in a particular context, which can be used to
generate new concepts and theories. Primarily qualitative research methods are
used because this research aims to understand and describe people’s beliefs,
experiences, and attitudes (Johnson & Onwuegbuzie, 2004; Pope & Mays, 1995).
Patient engagement is an interaction between individuals in a specific context
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(Staley & Barron, 2019). There is no collective shared understanding of patient
engagement and its benefits, and the reality and value of patient engagement
are highly influenced by one’s beliefs and perceptions. Therefore, the values and
perceptions of the people involved in patient-engagement practices are important
to capture to understand ways to embed and enhance patient engagement. Some
studies (also) used quantitative data, such as being collected through surveys. The
studies are summarised in Table 3.2 and the methodologies and research outputs
are described in the following paragraphs.
Table 3.2 Studies included in this thesis
Case

Subquestion

Study

Aim of the study

Case
1

1

A

2

Case
2

60

Stakeholder
engagement

Methods

Chapter

Explore strategies for
SUPPORT Units
recruitment of patient
partners and influencing
factors for building a
connection between
researchers and patients

Interviews

4

B

Explore the experiences
of the people involved
in the process of codeveloping, piloting, and
revising a curriculum
to train patients and
researchers in working
together

Curriculum
developers and
(patient) cofacilitators

Focus groups

5

3

C

Explore the perspectives
and experiences of
patient partners and
researchers who work
together and ways to
evaluate this

A patient
Survey
advisory council,
patient coinvestigators, and
the SUPPORT
Unit

6

3

D

Explore benefits
and costs of patient
engagement and
methods for its
evaluation

European patient Literature
organisations
review
and pharmaceutical companies
(PARADIGM
partners)

7

3

E

Co-design a framework
(including metrics)
that can be used
for monitoring and
evaluation of patient
engagement in the
medicines-development
lifecycle

European patient
organisations
and
pharmaceutical
companies
(PARADIGM
partners)

Mixed methods: 8
document
analysis, survey,
reflection
sessions,
workshops

3

F

Co-develop a meaningful
and feasible monitoring
and evaluation
framework for
Community Advisory
Boards for rare diseases

EURORDIS,
Community
Advisory Board
members and
pharmaceutical
companies

Mixed methods: 9
document
analysis,
reflection
sessions, a
questionnaire,
and a workshop

Research design: A participatory approach for change

Study A Explore strategies for recruitment of patient partners and
influencing factors
A key strategy of Canada’s Strategy for Patient-Oriented Research (SPOR) was the
creation of Support for People and Patient-Oriented Research and Trials (SUPPORT)
Units across the country. SUPPORT Units are responsible for supporting connections
between researchers and patients. Canada’s SPOR national patient engagement
working group identified recruiting patient partners as an important research gap,
and the Newfoundland and Labrador SUPPORT Unit offered to undertake this
study. To explore strategies for the recruitment of patient partners and influencing
factors, a qualitative descriptive study was conducted. Patient engagement leads,
health researchers, and patient organisations were invited for a semi-structured
interview. Recruitment strategies were defined as the methods participants used
to find patients who would be interested in becoming a patient partner, including
the infrastructures that are available to support recruitment. Recruitment
infrastructures were defined as the structures or platforms available to facilitate
recruitment. This study was funded by the Newfoundland and Labrador SUPPORT
Unit and part of case 1. The results of this study provided the Newfoundland and
Labrador SUPPORT Unit recommendations for their recruitment infrastructure,
including a webinar and blog with supportive resources for patient engagement
practices. A more detailed description is presented in Chapter 4.

3

Study B Explore the experiences of the people involved in the process
of co-developing, piloting, and revising a curriculum to train patients
and researchers in working together
There is a growing need to build capacity for patient engagement. A key part of
building capacity is ensuring that all relevant stakeholders in the health research
system are trained, supported, and work collaboratively towards common goals.
Foundations in Patient-Oriented Research is a course designed and piloted
in Canada to build mutually beneficial relationships for conducting patientoriented research by ensuring that relevant stakeholders have a common basic
understanding of patient-oriented research, the research enterprise, and team
dynamics. The curriculum was co-developed by a group of patients, researchers,
experts in patient engagement and in and curriculum development and involved
consultations with broader groups of the relevant stakeholders mentioned
above. To explore the experiences of individuals involved in the process of codeveloping, piloting, and revising Foundations in Patient-Oriented Research, focus
groups were conducted. We used a participatory research approach in which
research participants were involved as co-investigators. The study was funded
by CIHR-SPOR and various SUPPORT Units in Canada (case 1). The findings and
recommendations provide guidance for other learning and development groups
wishing to undertake a similar project. The study is presented in Chapter 5.
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Study C Explore the perspectives and experiences of patient partners
and researchers who work together and ways to evaluate this
Despite the growing call for patient engagement in health research, very few
evaluations have been conducted in Canada. Anecdotally, patient partners,
students, and researchers expressed the need for a better understanding of
how to do patient-oriented research. Furthermore, patients wondered how their
contribution to a particular project was valued, while students and researchers
wondered how well they are conducting patient-engaged research and how their
patient partners feel about their contributions. This study collected the perspectives
and experiences of patients, researchers, and trainees involved in health research
in the province of Newfoundland and Labrador. A participatory research approach
was used in all phases of the study, involving a patient advisory council with over
20 residents from around the province with diverse employment, training, and
health backgrounds. Three members of the advisory council expressed an interest
in joining the evaluation team as co-investigators. Principal investigators funded
through NL SUPPORT were invited to complete an online survey (n=8). Principal
investigators were asked to provide the contact details of their patient partners,
who also received an email invitation to the study (n=17). Similarly, all graduate
students funded through NL SUPPORT since 2015 were invited to complete an
online survey (n=19). To avoid duplication and enable comparison across studies,
the evaluation team reviewed the Patient and Public Engagement Evaluation
Toolkit (Boivin et al., n.d.) in light of the research questions chosen by the patient
advisory council. This study was funded by the Newfoundland and Labrador
SUPPORT Unit (part of case 1). The results were shared with NL SUPPORT in the
form of practical recommendations to support partnerships between patients,
researchers, and students. Chapter 6 provides more detail about the methodology
and results of this study.

Study D Explore benefits, costs, and challenges of patient engagement
and methods for its evaluation
Regardless of a multitude of successful initiatives, meaningful engagement is not
yet embedded in the system, partly because it not all actors involved are clear
about the added value of engagement. To address this need, an increasing number
of studies aim to evaluate the impact of patient engagement, underscoring the
growing interest in the ‘return on engagement’ (Crocker et al., 2017; Levitan et
al., 2018). This study aimed to provide an overview of the benefits and costs of
patient engagement including M&E methods. Previous studies contained various
examples of mainly qualitative evaluation methods which are often not linked
to specific outcomes or decision-making points (Crocker et al., 2017; Dudley,
Gamble, Preston, et al., 2015; Iliffe et al., 2013; Jagosh et al., 2012). Therefore, this
study was concerned with quantitative and qualitative ways to evaluate patient
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engagement at three key decision-making points in R&D: research priority-setting,
clinical trial design, and early dialogues with regulators and health technology
assessment bodies. This study was conducted as part of the PARADIGM project
(case 2). A systematic scoping review of published academic and grey literature as
recommended by Arksey and O’Malley (2005) was conducted. PARADIGM partners,
including European patient organisations and pharmaceutical companies, were
involved in various phases of the research process. They were also involved
as co-authors of publications and presentations. The results informed an M&E
framework for patient engagement in medicines development (study E). The
literature review methodology and results are presented in Chapter 7.

3

Study E Co-design a monitoring and evaluation framework (including
metrics) that can be used for monitoring and evaluation of patient
engagement in the medicines-development lifecycle
Monitoring and evaluation can help actors to reflect on their actions and the
broader (social) impact. This study aimed to apply, test, and adapt an M&E
framework by exploring how patient-engagement activities (may) lead to impact
and stakeholders’ perceptions on meaningful and feasible M&E metrics. This study
was conducted as part of the PARADIGM project (case 2). Using a participatory
action research approach, a multi-stakeholder working group consisting of
representatives of five European patient groups, 15 biopharmaceutical companies,
and two academic institutions co-created the framework.
The process included three distinct phases: (1) design phase; (2) testing phase;
and (3) consensus and alignment phase. Building on the results of study D, key
informant interviews, existing frameworks, and six test case studies an early version of the framework was developed. In the testing phase, the draft framework
was applied in real-world patient-engagement initiatives (n=24 cases). Case-study
contributors were asked to use the framework to describe their initiative and to
select or suggest metrics with support of guidance documents and tools (worksheet, online survey). Their input was analysed by their assigned member of the
research team. Reflection meetings were held between the researchers and the
case contributors to discuss the framework, metrics, and their applicability. A tailored ‘set of metrics’ for each case and case report were developed using an iterative approach. The applicability of the framework was reviewed with partners
and any changes that derived from the case studies were discussed during the
consensus and alignment phase. In this last phase, an online consensus-building
workshop was held with all stakeholder groups. Participants worked on the creation of a set of metrics by prioritising and selecting metrics per framework component from the full lists of metrics that were identified in the previous phases.
Possible measurement methods were identified from the literature review and
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the case studies’ methods and were mapped to the sets of metrics. Monthly calls
were held with the PARADIGM partners to reach a consensus on the final framework, including (sub)components, (sets of) metrics, and measurement methods.
The work resulted in a tool, including a guidance document, which actors can use
to develop their tailored monitoring and evaluation framework. The final agreed
framework is presented in Chapter 8 and the PARADIGM Toolbox: https://imi-paradigm.eu/petoolbox/

Study F Monitoring and evaluation of patient engagement in health
product research and development: co-creating a framework for
Community Advisory Boards
This study describes one of the case studies included in study E (part of case 2). The
draft Patient Engagement Monitoring and Evaluation framework was tailored to
the context of Community Advisory Boards (CABs) for rare diseases in Europe. The
process was based on the principles of Interactive Learning and Action, comprising
four phases in which data collection and analysis were iterative: (1) initiation and
preparation; (2) collection, exchange, and integration of information; (3) priority
setting; (4) validation and planning. Data were collected via document analysis,
reflection sessions, a questionnaire, and a workshop. The participatory approach
resulted in a tailored framework, including a Theory of Change explaining how
and why objectives are reached, high-priority metrics, and a ‘menu’ of possible
long-term impact metrics. The tailored monitoring and evaluation framework is
presented in Chapter 9.

3.4 Validity and ethical considerations
The quality of research is often discussed in terms of validity, which refers to the
extent the research is trustworthy. Ethics are often operationalised in guidelines
or codes. Research involving human beings as research participants often requires
approval from ethics boards. Patient engagement can help to make the research
more ethical (INVOLVE, 2012b). In this section, aspects related to research ethics
and validity are briefly described.
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Research ethics
We adhered to the guidelines of the Health Research Ethics Authority of
Newfoundland and Labrador and followed the Code of Ethics of the Faculty of
Sciences, Vrije Universiteit Amsterdam, for studies conducted in Europe. Ethics
approval was obtained for studies A, B, and C, which involved patients as research
participants. Approval of an ethics board was not required for the studies D and E.
The research ethics board of the Vrije Universiteit Amsterdam determined that the
research proposal of study F complied with the ethical guidelines of the faculty.
The anonymity of individual research participants was secured. Only the perspectives people offered were reported (e.g. patient perspective, industry perspective).
All participants were informed about the goal of the study, the voluntary basis
of participation, and that they could withdraw at any moment without having to
give a reason. Confidentiality agreements were offered and any product or company information was secured and not reported. Co-designing the studies with
stakeholders helped to minimise the potential emotional effects of data-collection
methods and to identify any barriers to participation. This limited the risks of any
potential harm.

3

Ethical concerns and the well-being and safety of patient partners were considered, and adequate training and support were offered. The engagement activities
(e.g. meetings, workshops, focus groups) were designed in such a way that they
were accessible and offered partners the opportunity to contribute at different
phases of the research process. All parties involved were treated with the same
respect. We were transparent about the purpose of engagement activities, roles
and responsibilities. NL SUPPORT Patient Advisory Board members and individuals involved in the PARADIGM workshops received a token of appreciation for their
involvement and their expenses were reimbursed.

Validity
Lincoln and Guba (1985) refined the concept of trustworthiness by introducing the
criteria of credibility, dependability, transferability, and confirmability. We briefly
discuss each criterion below.
Credibility: this relates to the confidence of the researcher in the ‘truth’ of the research findings (Korstjens & Moser, 2018). we used different strategies such as triangulation, member checks, and data saturation, to increase the credibility of data
(Korstjens & Moser, 2018; Thomas & Magilvy, 2011). Triangulation of methods was
applied in studies E and F. We tried to achieve depth by using mixed methods (e.g.
documents, interviews, reflection sessions) (Abma, 2005). Furthermore, triangulation of sources was applied in all studies by gathering data from multiple organ65
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isations and a wide range of stakeholders with different perceptions and values.
Also, summaries of reflection sessions, workshops, and focus groups were sent to
participants for a member check (also known as informant feedback) (Thomas &
Magilvy, 2011). In studies E and F, case study reports were sent to the case contributors to validate the interpretation of data and accurate representation of their
perceptions and experiences. Data saturation in terms of metrics identification
was reached by including 24 cases.
Dependability: refers to the consistency and stability of the research findings
and the degree to which the research path is documented, allowing an external
observer to audit the research process (Korstjens & Moser, 2018). The research
steps taken from the start to the findings are documented and published in
Open Access. Strategies to enhance the dependability included the involvement
of multiple researchers in the design of the studies, data collection, and analysis
(Thomas & Magilvy, 2011).
Transferability: this relates to the degree to which the results can be transferred
to other contexts or settings with other respondents (Korstjens & Moser, 2018).
The studies took place in different countries which enhanced the transferability of
the research findings. The use of a multiple case-study design in study E (Chapter
8) made it possible to study the topic in different contexts (e.g. disease types,
phases of health research). Cases with high data availability and accessibility
were selected for reasons of efficiency. We reflected on the transferability of the
study findings by repeatedly comparing results with recent literature. In addition,
we organised a validation workshop. The findings of the studies (A to F) and our
reflections were presented during the workshop. This 90-minute workshop was
held online in June 2021. Participants included a diverse group of frontrunners
– patients, patient organisation representatives, professionals, and researchers –
in Europe and Canada (n=8). Participants were asked if they recognise the thesis
findings, whether they would interpret any findings differently, and if we have
missed anything. Furthermore, any implications for practice and suggestions for
future research were discussed. Their input has been incorporated in Chapter 10.
Confirmability: this concerns the aspect of neutrality, the degree to which research
findings could be confirmed by others (Korstjens & Moser, 2018). Some field
notes regarding personal insights were captured in a log sheet. In addition, we
tried to follow the perceptions of research participants, rather than imposing our
interpretations. All researchers were trained in qualitative research and tried to
maintaining a sense of awareness and openness to the studies and unfolding
results. The research teams frequently reflected on the research process and
contesting findings. A variety of stakeholders were involved in all studies which
limited the risk of researcher bias. The actors and organisations involved varied
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in terms of their power position and size within the health research system to
reduce bias from one actor. Frequent meetings with the NL SUPPORT Patient
Advisory Council, PARADIGM working group, and project or study teams were held
to discuss the research process and preliminary findings.

3
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Summary2
Increasingly, funders and researchers wish to partner with patients in health
research, however, it can be challenging for researchers to find patient partners.
The goal of this study was to describe recruitment strategies and models of
recruiting patients as partners in health research. We interviewed researchers and
patient engagement leads in Canada and the United Kingdom, as well as a patient
representative from a national patient organisation (N=7). We found three ways
that could help researchers and patients find each other. One way is a case-by-case
basis, where patients are often sought with experience of a health condition that is
the focus of the research. The other ways involved directories where projects were
posted and could be found by patients and researchers, or a third-party matched
patients with research projects. Four categories of recruitment strategies were
identified: (1) social marketing recruitment, (2) community outreach recruitment,
(3) health system recruitment, and (4) partnering recruitment. Furthermore, we
found that there are many influences on finding, selecting and retaining patient
partners: patient characteristics, the local setting, the opportunity, work climate,
education and support. Study findings contribute to the evidence base in patient
engagement and provide guidance for research teams to help identify potential
methods to find patient partners.

2

Vat, L.E., Ryan, D. & Etchegary, H. Recruiting patients as partners in health research: a qualitative

descriptive study. Res Involv Engagem 3, 15 (2017). https://doi.org/10.1186/s40900-017-0067-x
The original abstract, language style, and lay-out of the publication have been slightly adapted for this thesis.
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4.1 Background
Patient engagement in clinical trials and other health research continues to gain
momentum. Engaged patients are research partners, involved in the design,
conduct and governance of health research (Concannon et al., 2014; Deverka et
al., 2012; Domecq et al., 2014; Duffett, 2017). Patient engagement can improve the
relevance of health research, help transfer research findings into practice, and can
ultimately improve patient outcomes (Conway & Clancy, 2010; Deverka et al., 2012;
Domecq et al., 2014; Duffett, 2017; Roehr, 2010). Similar improvements in health
outcomes are reported when patients are engaged in their healthcare decisions
(Coulter, 2012). Levels of patient engagement in research range from informing and
consulting, to collaboration with researchers, to fully patient-led projects (Hanley
et al., 2004; International Association for Public Participation, 2014; Shippee et
al., 2015). Patients can be engaged at all stages of the research process including
prioritising study topics, collecting or analysing data, and knowledge translation
activities (Concannon et al., 2014; Domecq et al., 2014; Duffett, 2017; Shippee et
al., 2015). Funders of research increasingly require researchers to engage patients
in their research (Locock et al., 2017).

4

Public involvement in research is advanced in the United Kingdom partly through
the leadership of INVOLVE, a government-funded entity supporting public
involvement in the National Health Service (NHS) and in health research (INVOLVE,
n.d.-a). By contrast, patient engagement in Canada and the United States has a
shorter history. In 2010, the Patient-Centered Outcomes Research Institute
(PCORI) was established in the United States as a main funder of comparative
clinical effectiveness research that requires patient engagement in all funded
studies (Forsythe et al., 2016; Frank et al., 2014). In 2011, the Canadian Institutes
of Health Research (CIHR) announced Canada’s Strategy for Patient-Oriented
Research (SPOR), envisaging that “patients are active partners in health research that
will lead to improved health outcomes and an enhanced health care system” (Canadian
Institutes of Health Research, 2014). Other active areas of patient engagement
include Health Technology Assessment and drug development (Hoos et al., 2015).
While the benefits of patient engagement in research are emerging, the evidence
is variable, and relatively little is known about its methods and impact (Abelson,
2015; Deverka et al., 2012; Domecq et al., 2014; Duffett, 2017). Recruiting patients
as research partners is especially challenging, particularly for researchers new to
patient engagement (Canadian Institutes of Health Research, 2014; Domecq et
al., 2014). Recent systematic reviews (Domecq et al., 2014; Shippee et al., 2015)
reveal that most studies use convenience sampling to identify patient partners,
rather than random selection methods, and little (if any) information is provided
about experiences with any recruitment method. A key gap in the literature is an
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understanding of the resources and strategies needed for recruitment, as well as
facilitators of and barriers to, the recruitment of patient partners. Reviews suggest
that patient engagement is likely feasible in many settings, but research that aims
to identify methods for achieving engagement is sorely needed (Domecq et al.,
2014; Frank et al., 2014; Shippee et al., 2015). We suggest that engagement must
begin by meaningfully identifying and recruiting patient partners. To that end,
this research study aimed to describe strategies for recruitment and influencing
factors. To our knowledge, this study is one of the first to specifically explore
recruitment strategies for patient engagement in health research.

4.2 Methods
Study conception and patient involvement
A key outcome of Canada’s Strategy for Patient-Oriented Research (SPOR) was the
creation of Support for People and Patient-Oriented Research and Trials (SUPPORT)
Units across the country (Canadian Institutes of Health Research, 2012b). Units
are charged with facilitating patient-engaged research on jurisdictional priorities.
At the time of data collection, units across Canada were in various stages of
development, but all were expected to be actively facilitating the recruitment of
patient partners. We used definitions in the SPOR framework. Patients referred to
“an overarching term inclusive of individuals with personal experience of a health issue
and informal caregivers, including family and friends,” while partnering could include
“meaningful and active collaboration in governance, priority setting, conducting
research and knowledge translation” (Canadian Institutes of Health Research, 2014).
Recruitment strategies were defined as the methods participants used to find
patients who would be interested in becoming a patient partner. We also looked
at the infra- structures that are available to support recruitment. Recruitment
infrastructures were defined as the structures or platforms available to facilitate
recruitment.
Canada’s SPOR national patient engagement working group (of which HE and LV
are members) identified recruiting patient partners as an important research gap,
and the Newfoundland and Labrador (NL) SUPPORT Unit offered to undertake
this study. The Unit is advised by a Patient Advisory Council (PAC), comprised of
21 members of the public from across the province. At the outset, the council
endorsed this study’s significance and focus. A summary of the interview thematic
analysis was provided to the Patient Advisory Council who were invited to comment
and identify gaps in recruitment strategies from a patient perspective. Members’
feedback is incorporated into the discussion section.
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Study design
A qualitative descriptive design is a form of naturalistic inquiry making no
theoretical assumptions about the data. Its goal is to present the data in the
language of participants, without aiming to interpret the data in theoretical ways.
The end result is a comprehensive summary of the event in question (Sandelowski,
2000). Qualitative description was a logical choice of study design as a key goal
is to provide readers with a comprehensive account of recruitment strategies
currently in use.

Sampling and recruitment
Through authors’ professional networks, purposive sampling (Pope & Mays, 1995;
Sandelowski, 2000) was used to identify patient engagement leads from SUPPORT
Units across Canada. Six leads were identified representing Western, Central,
and Eastern Canada. To include an international perspective, a key lead from the
United Kingdom’s INVOLVE and the United States’ Patient-Centered Outcomes
Research Institute (PCORI) was identified and invited to an interview. An invitation
was also extended to Patients Canada, in order to include a patient perspective on
recruitment strategies.

4

An email invitation was sent to these nine patient engagement leads to participate
in the study. Leads were also invited to suggest health researchers at their sites
with experience recruiting patients as partners in research. These leads identified
six researchers to whom email invitations to participate were also extended. In
all, 15 study invitations were sent, with only one refusal owing to time constraints
during the short study duration. This purposive sampling strategy provided a broad
range of perspectives on recruiting patients as partners in research, focusing in
the main on the Canadian context, but also including an international lens.

The interviews
Interviews were conducted in person or by telephone by one of the authors
(DR) between June and August 2016, ranged from 30 to 60 minutes, were audiorecorded and transcribed verbatim. They covered several key areas: (1) specific
recruitment strategies used to recruit patients as partners; (2) facilitators of,
and barriers to, recruiting patients as research partners; and (3) challenges
to successful recruitment. An aim of the study was to address a key gap in the
literature on patient engagement, that of specific recruitment strategies – the
focus of this paper.
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Data analysis
Content analysis was used to summarise the data pertaining to recruitment
strategies for patient research partners. Transcripts were read and re-read several
times by one investigator (LV). Interview data were then isolated and organised
around interview topics. Data pertaining to specific recruitment strategies and
models were utilized to identify and index emerging categories and themes for
the current paper. Two investigators then separately read and re-read the isolated
data (LV, HE), and used the method of constant comparison to inductively subcode the data relevant to recruitment strategies (Pope & Mays, 1995; Sandelowski,
2000). Essentially, data were compared between and within transcripts to
establish analytical categories, with a constant shifting back and forth among
transcripts to compare the perceptions and experiences of participants (Pope &
Mays, 1995; Sandelowski, 2000). When both investigators had completed their
separate analyses, they discussed categories and themes. Agreement was over
90%, and the analysis was then presented to the broader research team and the
patient advisory council for peer review. We asked the council to provide a patient
perspective on the recruitment framework and identify whether there were any
gaps in the recruitment strategies.

Reflexivity considerations
As researchers inherently supportive of patient engagement, we did our best to
be neutral in the conduct of interviews and during data analysis. We assumed
that all participants would be supportive of patient partners in research, and
challenged ourselves to actively listen for exceptions. To help balance researcher
perspectives (including our own), we invited our patient advisory council for their
feedback, which many members keenly provided.
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4.3 Results
A total of 15 participants were invited to participate, of which 14 agreed to be
interviewed (7 women). All interviewees were involved in recruiting patient
partners for health research. A description of the sample is shown in Table 4.1.
Table 4.1 Role and region of respondents
Role

Number

Country

Patient engagement lead SUPPORT Unit

6

Canada

Public involvement advisor/manager

2

United Kingdom

Clinical investigator

3

Canada and United Kingdom

Non-clinical investigator

2

Canada and United Kingdom

Patient partner in health research

1

Canada

4

Results are organised around three key themes that arose from interviews, namely
(1) infrastructure used for recruiting patient partners; (2) specific strategies for
recruitment; and (3) factors that influence recruiting patients as partners.

Recruitment infrastructure
Recruitment infrastructures varied, but could be categorised into three models:
1. Traditional model: this model focuses on a case-by-case recruitment approach
and is very much driven by the subject of research itself. Recruitment starts
when a project team is looking for patient partners. Recruitment support
might be available in various ways, but no formal structures (such as
directories) are available.
2. Third-party model: this model is similar to a matching service. Generally, a
third-party with access to patient directories helps researchers and patients
find the right match. Recruitment could start before a specific engagement
opportunity becomes available. A third-party provides assistance and can
search through the directory to match patients and researchers.
3. Directory model: this model is similar to a dating service. The model focuses
on the creation of an (often) online directory of patients who are interested
in partnering with researchers. A key difference between this model and
the third-party model is that access is generally not controlled. Researchers
can post opportunities for engagement, while patients can search for
opportunities and can directly apply for research projects.
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Choice of model appeared contingent on local preferences and resources. Some
interviewees preferred to work on a case-by-case basis (‘traditional model’) and
noted that recruiting is driven by the subject of the research and the patient
population on which it is focussing. One of the advantages of this model is that
patients can be directly connected to a project.
“I’m not looking to recruit just anybody because I want them to be tied to
meaningful projects. I am not developing a big roster of patients and not
knowing where to connect them.”
(Patient engagement lead, Canada)
Other interviewees described a ‘third party model’. This third party was either
initiated by a Faculty of Medicine, a provincial government entity or a SUPPORT
Unit. In Western Canada, for example, a network was initiated by a Ministry of
Health to include patients, families and caregivers with an interest in health
research. The Patient Voices Network was originally designed to match patients
with health care providers running quality improvement initiatives. Currently, the
network is expanding its mandate to include recruiting of patients for involvement
in research:
“Volunteers are people who have been recruited and have gone through an
orientation that gives them sort of a basic background to what Patient Voices
Network is, what type of engagement they can expect to hear about, a little
about the health system overall and a segment on how do we work together....”
(Patient engagement lead, Canada)
Some interviewees described a directory model. One SUPPORT Unit created an
online registry where patients could connect with research teams. In the United
Kingdom, the National Institute of Health Research developed an online system
called People in Research. This system is increasingly popular among researchers
and the public for finding interesting opportunities. A reported advantage of this
model is that it saves researchers time and stress.
“It takes a lot of the stress out of it for other researchers in that they have a
big pool of people here which they can use as a recruiting ground rather than
having to go out themselves.”
(Public involvement advisor/manager, United Kingdom)
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Recruitment strategies
A diverse range of recruitment strategies for patient engagement was identified
by participants. They were categorised as follows:
1. Social marketing recruitment: this includes methods such as advertisements
on radio, TV, newspapers, social media and public spaces such as churches,
schools, libraries and waiting rooms.
2. Community outreach recruitment: this includes methods such as town
hall meetings, contact with community leaders, booths or presentations at
community events, fairs and festivals.
3. Health system recruitment: this includes recruitment by health care providers
or research staff who approach potential patients within the health care system.
4. Partnering recruitment: this includes recruitment in collaboration with an
organisation or group that have members or represent a particular patient
perspective such as advocacy groups or charitable organisations. Another
partnering strategy could be partnering with a marketing company that have
panel members.

4

A mix of strategies was commonly reported. Strategies varied depending on the
research topic, team expertise, required perspectives, experiences and skills. Each
strategy can be used within each infrastructure, however, the recruitment process
and approach might be slightly different. In the third-party model and directory
model patients are often recruited based on their interest in becoming involved in
health research rather than an interest in a specific research project.

Social marketing recruitment
Interviewees mentioned ‘limited required relationships’ and ‘little labour efforts’
as advantages of social marketing. They also noted disadvantages such as the
costs of radio, TV and newspaper advertisements. While a large number of people
could easily be reached with social marketing, only a small proportion of those
would actually be interested in partnering for health research. Interviewees were
aware that patients had to self-identify as potential partners, and so the strategy is
most likely to recruit those who have the time and resources to become involved
(e.g. retirees). Nonetheless, this strategy could be successful:
“We had one specific project that was very general in the sense of the patient
population that we were looking for. I think we had somewhere around 45
people who applied for one position just off [website].”
(Patient engagement lead, Canada)

77

CHA PTER 4

Community outreach recruitment
An advantage of outreach recruitment was that efforts could be targeted to
a specific community or group such as minority or cultural groups. Time and
resources were necessary for this method:
“There are a number of organisations that are going out to community events
especially ones where there are some of the minority ethnic communities....
going along to those events and having a stand there to talk about various
issues whether it’s about diabetes in the community or mental health issues.
That is appreciated far more than if we were having those discussions in a
health clinic or within a research facility. Going out to the public has worked for
a lot of the organisations very well.”
(Public involvement advisor/manager, United Kingdom)

Health system recruitment
Health system recruitment depended heavily on existing relationships. Thus,
the strategy can be quite successful for (clinical) researchers who have personal
contacts with patients, either in clinical settings or from previous research:
“I think that this is a challenge for people who don’t have a clinical practice
associated with the type of work that they do. The best way that I have recruited
patients to be part of my project; either people who have participated in one
of my previous research projects and we had developed sort of a friendly
relationship with them or they had expressed interest in the research itself.”
(Clinical investigator, Canada)
Here, the implication is that whether a potential partner is known to a researcher
through previously being a research participant, or because he or she is a patient
of a clinician–researcher, recruitment will be less challenging.
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Partnering recruitment
Interviewees noted that partnering with patient organisations requires wellestablished relationships. One interviewee recalled developing a database of patient
groups and organisations from which to begin establishing relationships. However,
the response to invitations to partner with these groups was initially limited.
“We invited them to receptions but the response hasn’t been as good as we
would like so we decided to get down and be more relationship focused and
actually go and meet with individuals, so go to their meetings, and pitch what
we are doing and try to connect that way.”
(Patient engagement lead, Canada)
A non-clinical investigator partnered with a marketing company to engage the
public in heath policy and ethical questions. This method was quite successful to
randomly recruit members of the public.

4

“It is very difficult to randomly recruit members of the public. So what we have
gone back to using was the panels that are put together by companies who do
public surveys and marketing. Those panels are typically hundreds of thousands
of people that have agreed for one form of research or another.”
(Non-clinical investigator, Canada)
Another team partnered with an umbrella organisation for smaller advocacy
groups or support groups for rare conditions:
“We had those individual patients who talked very much about their own
experiences, but then we had the advocacy groups where they could talk to
some general issues that people in that group tend to face.”
(Clinical investigator, Canada)
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Influential factors on the recruitment of patient partners
Numerous factors were identified by the interviewees as influential for the recruitment, selection and retention of patient partners. The factors were categorised into
five main themes and visualised in a conceptual framework (Figure 4.1).

Figure 4.1 Conceptual framework for recruiting patient partners (Figure modified from the Child Welfare
Information Gateway)

Influential factors suggest the benefits of establishing meaningful relationships,
networks and infrastructure facilities. Respondents reported the importance
of selecting recruitment strategies that fit with the patient characteristics. It
was widely emphasised that a clear description of the role, responsibilities,
commitment and (potential) impact was helpful to recruit and select patients.
Communication, recognition and compensation were emphasised as key factors
for retention. Table 4.2 summarises the main themes identified from responses.
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Challenges
Multiple challenges were identified in recruiting patient partners. Obvious barriers
included time for relationship building and (financial) resources. Frequently mentioned
was also the lack of public awareness about the need and (potential) impact of patient
engagement, as recruitment is typically related to subjects of research.
“It is just foreign to most people and not just patients. You have to have a
clear 30 second elevator pitch or email or phone call that clearly makes the
distinction and allows it to see the value of why you are doing it, that is the
biggest challenge in my opinion right now across the country.”
(Patient engagement lead, Canada)
Multiple interviewees mentioned the struggle with recruiting a diversity of patients,
as retirement-age women were the usual partners recruited. Youth and minority
groups were particularly hard to recruit. Interviewees recognized the difficulty of
representativeness in patient partners and suggested other team members are
not held to the same standard of representativeness:

4

“... you can’t assume that the economist that’s sitting at the table is representative
of all the other economists or that the epidemiologist or biostatistician or clinician
what- ever. So I think sometimes we are a bit harder on the patients, we probably
put them under a bit more pressure to be super representative and we don’t do
that with the other research partners in the group.”
(Patient engagement lead, Canada)
“We try to encourage people to try and think of evening meetings, weekend
meetings, doing things in other ways, having online meeting where people might
be able to contribute during those outside daytime areas, just thinking outside
the box slightly so we can include those other communities.”
(Public involvement advisor/manager, United Kingdom)
Other challenges were related to ethics approval of research projects. For example,
one interviewee noted that the local ethics authority was unclear whether patient
engagement required ethical approval and if patient partners needed to complete
training. Overall, interviewees noted that researchers have limited knowledge on
how to recruit and engage patients as partners.
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The exception
Negative case analysis (Pope & Mays, 1995) revealed one respondent who did not
refer to patients as partners, but rather research subjects.
“So we are involving patients to take part in our research…to recruit patients is
quite a process. You have to start off and get ethical approval to do the study
in general practice, then to approach the practices, then you have to get the
practices to recruit on your behalf…then as a researcher, we can contact the
patients to take part in the research.”
(Clinical researcher, United Kingdom)
Table 4.2 Summary of main factors influencing recruitment
Main factors

Factor description and representative quotes

Environment

The need for an environment in which the public has an awareness
about engagement opportunities and the (potential) impact of patient
engagement was emphasised. Furthermore, relationships, networks and
infrastructure facilities such as directories could increase the success of
recruitment. The recruiters’ characteristics and their public image were
also noted as influential factors. Interviewees widely emphasised that the
recruitment strategy should fit with the patient characteristics the team is
hoping to recruit.
“One of the biggest challenges for us is the awareness of what we are trying to
accomplish in the public. Typically when patients hear research recruitment
they think about ´we want to recruit you so we can study you" (Patient
engagement lead, Canada).

• Recruiters’
characteristics and
public image
• Awareness of
engagement
opportunities and
impact
• Relationships,
networks and
infrastructure
Patient characteristics
•
•
•
•

Desire to help
Time and resources
Health status
Education, skills and
interest
• Experiences and
perspectives

The opportunity
• Match between
interest, skills and
experiences
• Match with the lead/
team
• Clear role and
responsibilities
• Time commitment
• Real impact
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It was reported that patients who have time and an interest in the research
topic were more likely to become engaged. It was also emphasised that
patients bring skills, perspectives and experiences. Drop-out reasons were
reported such as health issues or caregiving responsibilities, different
priorities, frustration with the pace of the project and an overload of work
or volunteer activities.
For example, one respondent described their strategy as follows, “....some
people, especially people with mental health problems will drop out last minute
and you have very little notice to deal with that. We often recruit perhaps more
than you anticipate; you need to cover that scenario” (Public involvement
advisor/manager, United Kingdom).
It was widely reported that a clear description of the role, responsibilities,
commitment and (potential) impact was helpful to recruit and select
patients. For example, one respondent commented, “.....a key thing is about
clarity. Clarity in terms of roles and responsibilities and how much people
will be involved as well, I think that’s really important.” (Public Involvement
advisor/manager, United Kingdom).
The importance of thinking about the perspectives, skills and experiences
needed for the research project was frequently mentioned: “You want to
have patients on your project that would complement your team. When I am
thinking about a project, I’m thinking about researchers that I want. .... maybe I
need a biostatistician ....maybe an oncologist... So I think that I would have the
same approach to finding patient advisors” (Clinical Investigator, Canada).
An initial interview was recommended to ensure a good fit with the project
and the team. It was also suggested to start thinking about recruitment in
very early stages as it takes time to recruit and select patient partners.
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Table 4.2 Continued
Main factors

Factor description and representative quotes

Climate

Recognition and compensation were emphasised as key factors for
retention. Interviewees covered expenses such parking fees and travel
costs. Multiple interviewees offered financial compensation such as
an honorarium, hourly rate, per diem compensation or gift cards.
Compensation varies among projects, provinces within Canada and in
other countries.
“You have to find out what is important to the patients themselves, in terms
of how to be recognized and compensated for what they are doing” (Patient
engagement lead, Canada).

• Recognition and
compensation
• Shared decisionmaking
• Communication and
follow-up
• Respect and trust
• Social
• Equality

Education and support
•
•
•
•

Team support
Emotional support
Practical support
Education
opportunities

Good communication was reported as another key element for
retention. “Some of the things that help with retention is good communications,
consistent communications and relatively frequent communications - not going
3–6 months with no contact and then expecting them to just pick it up” (Patient
partner, Canada).
Interviewees also emphasised the importance of social aspects such
as providing drinks and decent food. Respect, equality and trust were
widely mentioned as essential for retention. The level of engagement was
also mentioned by interviewees, with shared decision-making and coproduction noted as important.

4

Education opportunities, ongoing mentorship and support were reported
as influential factors for retention. A number of emotional and practical
considerations have to be taken into account while working with patient
partners such as supportable furniture, timely breaks, transport facilitation
and accessible accommodation. For example, one respondent mentioned:
“...the other thing that needs to be paid careful attention to on the food side
is some patients have very strict dietary requirements and they need to eat
at particular times otherwise they are going to be in a very difficult situation
with their health. Those are all considerations that need to be taken into
account” (Patient partner, Canada).

4.4 Discussion
This study found a diverse array of recruitment strategies for patient engagement
that were categorised into four strategies: social marketing, community outreach,
health system recruitment and partnering recruitment. Health system recruitment
seems to be effective for finding patients with a particular condition or experience,
while community outreach seems to be more helpful to reach specific communities
such as minority or cultural groups. Social marketing tends to be successful for
large groups to recruit those who are able to self-identify themselves as potential
partners (often retirees, women). Partnering with marketing companies can be
successful to randomly recruit the wider public, while partnering with advocacy
groups or charitable organisations can be successful to reach specific perspectives
on issues patients in that group tend to face.
Most of the literature on recruitment is in the context of patients as research
subjects, though similar recruitment strategies are used in that context e.g.,
Pope & Mays (1995). The few studies that engaged patients and described their
recruitment strategies (Baker et al., 2016; Schnirer & Stack-Cutler, 2012; Street et
al., 2014), as well as recent systematic reviews (Domecq et al., 2014; Forsythe et
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al., 2014) reported similar strategies to those recounted in our interviews, most of
which were forms of convenience sampling. Our patient advisory council identified
a role for patient partners to help recruit additional partners, which was not raised
widely in our interviews. This suggestion is similar to a recent systematic review on
patient engagement in the context of research on rare diseases (Forsythe et al.,
2014), which reported that very few studies addressed the role of engagement in
knowledge translation and dissemination.
Locock and colleagues (2017) encourage researchers to reflect on notions of
power in the health research community, specifically how power imbalances
between patients and researchers can undermine patient involvement in
research. We note that power imbalances could be especially relevant in health
system recruitment models, where clinician–researchers recruit patient partners
from their practices. Some of our participants noted efforts to visit communities
or hold meetings outside daytime hours or in online formats that could allow
more people to contribute. These efforts suggest a desire to be inclusive and are
promising; however, particularly within traditional models of recruitment from
clinical practices, reflections on power would be useful.
The results of this study revealed numerous influential factors on the recruitment,
selection and retention of patient partners. Respondents and our patient advisory
council suggested these three processes were interrelated and teams should
think beyond recruitment. The conceptual framework is meant to give research
teams an idea of which factors they might consider for recruiting and retaining
patient partners. Our findings are generally consistent with existing literature
on influential factors for patient engagement (Duffett, 2017; Forsythe et al.,
2014, 2016; Schnirer & Stack-Cutler, 2012). Forsythe et al. (2016) identified early
contributors and lessons learned in the 50 Pilot Projects funded by the PCORI. They
identified communication and shared leadership strategies as ‘critically important’
facilitators. Patients’ motivations and interest for being involved in research also
impact recruitment (Bradley et al., 2016): patients are typically motivated by
their individual needs and are most interested in research specific to their own
condition. To that end, patient organisations have been used successfully to
identify patient partners in rare disease research (Forsythe et al., 2014).
Our patient advisory council endorsed the framework presented herein, specifically
identifying the need for clear communication upfront about time commitment,
roles and expectations as keys to successful recruitment. Similarly, they endorsed
the importance of the match between project and patient partner to ensure a
successful partnership. Some members also commented that age and gender could
influence who might respond to a patient partner request. They recognised that
older, retired women are typical volunteers, but younger patient partners might be
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recruited for paediatric research for example. Factors that they felt could be added
to the framework were: patients’ desire to learn, career growth opportunities as
benefit from engagement activities, travel time and expenses required and clear
expectations from both sides (patient and researcher). They also highlighted the
importance of meaningful, rather than merely token, ways of engagement. They
suggested that the same recruitment principles for the recruitment of key employees
should be considered when recruiting patient partners. The importance of good
communication techniques and design was highlighted as another important factor.
The ‘keep it simple’ method and working together with marketing and design/art
experts was advised by our patient advisory council.
One challenge is low public awareness about the need and (potential) impact of
patient engagement, as recruitment is typically related to subjects of research. A
recent study found only moderate levels of interest among patients and low levels
of awareness of patient engagement (Hearld et al., 2017). It is also worth noting
that even in this very aware sample, one respondent referred to recruitment
of research participants, rather than patients as partners. As our council
recommended, current patient partners can certainly help raise public awareness
and share their experiences with potential patient partners. Our council members
noted ‘competing opportunities’ as more and more researchers and health-care
organisations are looking for patient partners, thus risking patient partner burnout.

4

Study findings were based on a small set of qualitative interviews and cannot
be generalised to all settings. It is encouraging, however, that similar findings
were found in both Canadian and UK interviews, and factors identified as
influential for patient engagement correspond to other literature. However,
given the patient advisory council raised other issues related to recruiting
patients as partners that were not raised widely in the interviews, it is possible
data saturation was not obtained, restricting the conclusions to be drawn from
the data. We note that similar themes arose after eight or nine interviews, with
few new themes emerging in subsequent interviews. Thus, it is possible that
patients’ and researchers’ perspectives on recruiting patients as partners raise
different themes, but we have too few data to draw firm conclusions. Patients as
research partners is still a relatively new area, with many choices dependent on
the local context and specific research projects, making it difficult to categorise
common elements and provide recommendations on best practices. In addition,
results provide researchers with several recruiting strategies without any
indication of their effectiveness. Other areas for future research were identified
by our patient advisory council after reviewing study findings. They suggested
that the recruitment of patient partners was only the first step; while not the
primary focus of this study, equally important is retention. We would add the
value of research that explicitly compares patient and researcher perspectives
on recruitment in order to elucidate a full range of strategies.
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4.5 Conclusions
Multiple recruitment strategies were identified for patients as partners in research,
and some common factors were noted to influence such recruitment. Future
research is needed to explore the effectiveness and costs of particular strategies,
and how best to promote awareness of patient partners in health research.
Currently, we hope study findings will provide a useful starting point for research
teams in identifying potential recruitment methods for their patient partners.
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CHAPTER 5
Co-building a patient-oriented
research curriculum in Canada
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Summary3
Foundations in Patient-Oriented Research is a course designed and piloted in
Canada to help patients, researchers, health care professionals and health system
decision-makers gain an introductory understanding of patient-oriented research,
the research enterprise, and how to work in a team. The course curriculum was
co-developed by a diverse group of people with different lived experiences and
relevant expertise. The course is meant to be delivered in a ‘co-learning format’
with classes comprised of all the above stakeholder groups learning together.
The purpose of this study was to explore the experiences of the project leaders,
developers, facilitators and patient co-facilitators who were involved in the
process of co-developing, piloting and revising the curriculum. Discussions from
two focus groups revealed the value of co-building the content, co-facilitating
the course sessions, and the importance of the co-learning format. Throughout
the project, the project co-leads, developers and facilitators found that their
understanding of patient-oriented research deepened. The co-development
process not only resulted in training that provided the intended audiences with a
valuable learning opportunity, but it also built capacity for POR within the project
co-leads, developers, facilitators and patient co-facilitators. Our findings and
recommendations may provide guidance for other learning and development
groups wishing to undertake a similar project.

3

Bell, T., Vat, L.E., McGavin, C. et al. Co-building a patient-oriented research curriculum in Canada. Res

Involv Engagem 5, 7 (2019). https://doi.org/10.1186/s40900-019-0141-7
The original abstract, language style, and lay-out of the publication have been slightly adapted for this
thesis. Additional files accompanied this chapter can be found online in the supportive information
section.
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5.1 Background
Meaningful patient and public involvement (PPI) in health research – also known
in some countries as patient engagement (PE) – is not a new concept. For
many decades, the traditions of participatory action research and communitybased research have brought individuals and communities into active roles in
the research that concerns them. More recently, governments in a number of
countries have committed significant investments in co-produced health research
that includes PE as an essential principle and feature (Canadian Institutes of
Health Research, 2018d; Hickey et al., 2018; National Institute for Health Research,
2015; Patient-Centered Outcomes Research Institute, 2014). International work
and linkages across countries also continue to move forward (INVOLVE, n.d.-b).
These efforts are at the frontline of a more widespread culture shift in acceptance
and understanding of PE.
As this shift continues, there is a growing need to build our collective capacity to
do PE so that its true impacts continue to be captured and articulated. A key part
of building this capacity is ensuring that all relevant stakeholders in the health
research system – particularly, researchers, patients, health-care professionals,
health system decision-makers – are trained, supported, and work collaboratively
towards common goals (Canadian Institutes of Health Research, 2015b).

5

Training can be defined and offered in various ways. INVOLVE defines the term
‘training’ as ‘the wide range of activity that aims to help members of the public and
researchers develop their knowledge, skills and experience to prepare them for
public involvement in research’ (INVOLVE, 2012a). Training can include a variety
of learning activities including group sessions with a trainer, written materials
and guidance, learning on the job, attending conferences, networking and shared
learning with peer, online activities and university or college courses (INVOLVE,
2012a). According to the 70:20:10 Model for Learning and Development, people
learn 70% from ‘on-the-job training’, 20% through others (peer to peer or social
learning) and 10% from formal coursework (70:20:10 Institute, 2017). While the
preferred way of learning may differ depending on the person, the literature
indicates that training in patient engagement should be co-produced with
patients (INVOLVE, 2012a). Furthermore, researchers and patients should learn
together (INVOLVE, 2012a). Co-learning can help to clarify expectations, prepare
for new ways of working, help with team building and gaining a shared sense of
the purpose of the involvement (INVOLVE, 2012a). Members of the public and
researchers at all stages of their journey with public involvement in research may
benefit from training (INVOLVE, 2012a). Literature shows that training provided
to patients to support their active involvement in research is valuable for their
own personal development, confidence, motivation and skill set, and generally
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has a positive impact in their lives (Lockey et al., 2004). Graduates from the
European Patients’ Academy on Therapeutic Innovation (EUPATI) training course
have taken on various leadership and advisory roles (Geissler, Bedlington, et al.,
2017). Benefits for researchers include, for example, gaining facilitation skills
and practical knowledge on how to involve patients, such as knowledge about
accessibility and compensation of patient partners (Dudley, Gamble, Allam, et al.,
2015; INVOLVE, 2012a). Training needs reported by researchers include guidance
on how and when to involve patients, how to get the most out of PE, how PE
benefits research, and guidance on payment (Dudley, Gamble, Allam, et al., 2015).
Learning needs of patients include understanding how research works, including
ethical considerations and how it is funded, as well as understanding the types of
roles patients can have on a research team (Dudley, Gamble, Allam, et al., 2015).
Having this knowledge provides patients with the ability and confidence to engage
more directly in the research context (Dudley, Gamble, Allam, et al., 2015).
Various organisations offer training in PE. The process of co-producing PE training
programmes or curricula is not frequently captured in the literature; however,
there are examples that document the value-added in co-producing a training
programme with patients and members of the public (Horobin et al., 2017;
Meudell et al., 2017). Moreover, the facilitation of PE training by patients and the
public has also been demonstrated to enrich the process and outcomes (Meudell
et al., 2017).
The Foundations in Patient-Oriented Research (‘Foundations’) curriculum is a Canadian
example of a co-produced training programme. This case study explores the
experiences of those who developed and piloted Foundations and their reflections
on the project.

The Canadian context and terminology
In 2011, the Canadian Institutes of Health Research (CIHR), the Canadian
federal government’s health research funding agency, launched the Strategy
for Patient-Oriented Research (SPOR) with the vision that by 2025, Canada will
have demonstrably improved health outcomes and enhanced the health-care
experience for patients through the integration of evidence at all levels of the
health-care system (Canadian Institutes of Health Research, 2018d). As a national
strategy, SPOR is a complex and evolving initiative that is comprised of many
partners and organisations that share ownership in its implementation.
Patient-oriented research (POR) refers to ‘a continuum of research that engages
patients as partners, focuses on patient-identified priorities and improves patient
outcomes. This research, conducted by multidisciplinary teams in partnership
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with relevant stakeholders, aims to apply the knowledge generated to improve
healthcare systems and practices’ (Canadian Institutes of Health Research,
2014). As with participatory action research (Baum et al., 2006) and communitybased participatory research (Holkup et al., 2004), POR possesses the same
spirit of collaboration with affected individuals and communities. It also draws
comparisons with what some may understand as co-produced research in that
it involves partnerships with many relevant stakeholders and emphasises the
translation of evidence into changes in health policy and practice.
Within the context of patient-oriented research in Canada and within this paper,
‘patient engagement’ (PE) is meant as a close equivalent to the term ‘patient and
public involvement’ (PPI) as defined by INVOLVE in the United Kingdom (INVOLVE,
n.d.-d). It is officially defined as the ‘active and meaningful collaboration of patients
in governance, priority-setting, conducting research and knowledge translation’
(Canadian Institutes of Health Research, 2014). We use the term PE which can be
understood interchangeably with the term PPI, although it is recognised that there
is a range of understandings of what the term PE means.

5

The development of the Foundations in Patient-Oriented
Research curriculum
In the early stages of SPOR, both researcher and patient communities directly
expressed a clear need for training on PE. This was a recurrent gap that was
voiced at various meetings, including a national workshop to develop the SPOR
Patient Engagement Framework (Canadian Institutes of Health Research, 2014).
CIHR embarked on a project to create a national curriculum on PE which could be
delivered by entities funded through SPOR, such as regional POR support centres
called SPOR SUPPORT Units (Canadian Institutes of Health Research, 2012b) and/
or pan-Canadian SPOR Networks (Canadian Institutes of Health Research, n.d.).
The intent of a national-scope curriculum was to create a common, standardised
set of materials and to bring alignment in understanding of PE across different
organisations. The original concept intended that the materials be generic enough
to be further contextualised depending on the target audience. It was also assumed
by CIHR that the curriculum would be only one resource in a variety of training
resources and opportunities that support PE and POR. Figure 5.1 summarises the
development process of the curriculum.
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Figure 5.1 Development process of Foundations in Patient-Oriented Research

The development process began by establishing an advisory ‘reference group’ of
individuals including a number of patients, researchers, educators, a health care
professional, and a health system decision-maker. Members of the reference group
were recruited based on existing relationships and previous involvement in SPOR,
as well as the range of perspectives, knowledge and skills identified as needed for
the mandate of the group. This group helped establish the initial concept for the
curriculum, which was then brought to a larger consultation workshop in 2015. The
40 workshop participants – also a mix of patients, researchers, educators, health
care professionals, health system decision-makers, consultants with experience in
PE, and representatives from various SPOR-funded entities – validated the concept
and broadened the scope beyond PE to an introduction to POR as a whole. The
workshop participants also co-created an initial list of learning outcomes. One key
point of divergence among workshop participants was whether the target audience
of the curriculum should be exclusively patients or whether a more holistic approach
should be taken and the target audience include all four stakeholder groups:
patients, researchers, health care professionals and health system decision-makers.
Following the workshop, the reference group supported the decision to focus on
creating a ‘co-learning environment’ where individuals from all four stakeholder
groups could interact and learn together. The reference group members felt there
was a key opportunity for the curriculum to intentionally model the environment
and interactions that a POR team would likely be facing in the ‘real world’.
At this point of the process, the reference group’s function morphed from an advisory
role to a joint co-leadership role with CIHR. The learning outcomes produced from
the consensus workshop were grouped into three modules: Module 1: Introduction
to Patient-Oriented Research; Module 2: Fundamentals of Health Research in Canada;
and Module 3: Building Partnerships and Consolidating Teams (more detailed
information on these modules can be found in Additional file 1). The reference
group members divided the modules among them and became the co-developers
of their module’s content. The co-developers included patients, researchers and
educators. Once the content was developed and tested, a national ‘train-the-trainer’
workshop was held in September 2016 to establish a country-wide cadre of certified
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facilitators who were tasked with piloting the draft materials over the subsequent
six to nine months. At the workshop, prospective facilitators experienced the
course as learners and then received training on how to deliver each module (the
train-the-trainer workshop agenda can be found in Additional file 2). The outcome
of the workshop was a group of 26 certified facilitators, including 12 patient cofacilitators, positioned across seven SUPPORT Units and seven SPOR Networks.
Between the period of October 2016 and August 2017, Foundations was piloted
in whole or by single module to over 500 participants in 17 different locations
across Canada, including urban and rural settings. Module 1 was delivered 40
times, Module 2 40 times, and Module 3 30 times. Sessions were offered in both of
Canada’s official languages – French and English. All three modules were offered
five times each in French. Class sizes ranged from five to 30 participants with an
average size of 14 participants. The average ratio of participants was 6:9:2:1:3
(patients/researchers/health care professionals/health system decision-makers/
other perspectives), but it should be noted that the ratio of participant perspective
varied greatly on a class-by-class basis.

5

An evaluation framework based on the Kirkpatrick Four-Level Training Evaluation
Model (Kirkpatrick, 1998) was employed throughout the pilot to capture various
levels of feedback from participants and facilitators, which was collected centrally
by CIHR. Evaluations were conducted using a series of surveys: short ‘fast feedback’
forms collected from participants immediately following each session; longer postsession surveys completed by participants online within one week of completing
a session; follow-up surveys completed by participants online at least six months
following the session; and facilitator feedback surveys (these surveys can be found
in Additional file 3).
The pilot data revealed that 92.5% (n = 478/517) of participant respondents agreed
or strongly agreed that the workshop materials were well-prepared and 82.6%
(n = 427/517) of participant respondents agreed or strongly agreed that the course
activities were valuable. After six months had elapsed from the time of the training,
84.6% (n = 44/52) of patient respondents reported that they went on to engage in
POR in a variety of ways, including in governance, priority-setting, peer review, and
in research teams. Both pilot facilitators and participants noted that a key strength
of the curriculum was the co-learning format and the interactivity of the course.
Clear feedback on how to improve the curriculum was also received for key areas
of the content and its delivery, such as including more examples and practical information. Following the pilot, the developers formed ‘revision teams’ with interested pilot facilitators and used the evaluation data to make improvements to the
materials. The end product of this process was a co-developed and tested national
curriculum which continues to be delivered across Canada in different settings.
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5.2 Methods
This study aimed to explore the experiences of the development team who
created the Foundations curriculum as well as a sample of facilitators and patient
co-facilitators who piloted its initial version. The specific objectives were to:
1. Capture the experience of co-developing and co-delivering Foundations;
2. Explore whether the perceptions held by developers and facilitators about
patient-oriented research (POR) changed throughout the process and, if so,
how; and,
3. To make recommendations to enhance training for patients and researchers
for Canadian and international learning and development groups.

Study design
To achieve the above objectives, a case-study approach with embedded levels was
selected (Yin, 2009). This allowed the observation of the study object (the process
of co-developing a curriculum) through exchanges between study participants
following the completion of the pilot. A participatory research approach was
taken in which research participants were also offered the opportunity to
become involved in various phases of the research project as co-investigators. All
participants agreed to be part of the investigator team.

Sample and recruitment
Participants were recruited by the project lead. To ensure a variety of perspectives,
a mix of developers, facilitators and patient co-facilitators were invited based on
geography (West, Central and East Canada) as well as affiliation with the development team. Patient co-facilitators were invited by their local facilitator via email or
phone if not already involved in the development team. In total, seven participants
agreed to take part in the study. Some participants played multiple roles during
the development and pilot process, as indicated in Table 5.1. The roles of project
co-lead, developer, facilitator, and patient co-facilitator are described below.
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Table 5.1 Research participants
Participant

Project Co-leada

Developerb

Facilitatorc

A

X

X

X

B

X

X

X

C

X

X

X

D

X

X

E

a

Patient Co-facilitatord

X

F

X

G

X

Project Co-lead: Individuals who led and made joint decisions about the curriculum development

process, train-the-trainer session, pilot, revisions, as well as input into the roll-out of the finalised version
b

Developer: Individuals with education and facilitation background who led the development of the

curriculum content and supporting materials, such as a facilitator guide
c

Facilitator: Individuals selected from regional SPOR SUPPORT Units or SPOR Networks who delivered the

curriculum on multiple occasions during the pilot period
d

Patient Co-facilitator: Individuals with lived experience of a health issue, engaged by a SPOR SUPPORT

Unit or SPOR Network, who co-delivered the curriculum with another facilitator

5

Data collection
The case study consisted of two semi-structured, two-hour focus group sessions
involving all seven participants. These sessions were conducted and recorded
using online meeting technology and both were led by a professional facilitator.
The purpose of the first focus group session was to capture the experiences of
the participants in their various roles in the development and piloting process.
Prior to this session, the group created a set of open-ended questions to prompt
discussion and draw out the personal experiences of each group member.
Following the first focus group session, a web link of the recording was shared
among the participants.
In advance of the second focus group session, participants listened to the first
focus group recording and took note of anything that was particularly interesting
or significant to them. Beyond this exercise, the first focus group session recording
was not analysed further. The purpose of the second focus group session was to
discuss the highlights brought forward by each participant and to begin identifying
recommendations for training groups. The recording of this session was then
transcribed.
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Data analysis
The constant comparison method was used to analyse and inductively derive
themes from the transcript (Kolb, 2012). A coding template was developed by
two investigators (TB, LV). The template included participant number, role, raw
data (quote), code, sub-theme and theme. Independent from one another, two
investigators (TB, LV) broke the transcript down into discrete pieces or thoughts,
performed an open coding of these pieces, and then identified both themes and
sub-themes from the resulting codes. Both investigators (TB, LV) then compared
their coding and thematic analyses for agreement or, where there was divergence,
to choose a consensus code or theme. The two sets of themes were therefore
consolidated into a single one. This consolidated set was shared with the rest of
the investigators electronically for one further refinement and validation.

Reporting
Two investigators (TB, LV) created a first draft manuscript based on the analysis.
All investigators reviewed the draft and made edits. A final manuscript was created
by two investigators (TB, LV) and reviewed and approved by all investigators. Note
that all participants were also investigators in this study and are listed as coauthors of this paper. We referred to the GRIPP 2 reporting template to ensure this
manuscript reports relevant information regarding PE/PPI (see Additional file 4).

5.3 Results
The thematic analysis of the second focus group revealed nine themes about the
development and piloting process (Table 5.2). Each key theme also included a
number of sub-themes or topics. Results can be linked to various phases of the
development and pilot process.
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Table 5.2 Themes and sub-themes about the Foundations in Patient-Oriented Research development and
pilot process derived from the second focus group session
Theme: The value of co-building the curriculum
Participants indicated that a critical aspect of the project was bringing relevant stakeholders
together to make decisions about the scope, format and content of the curriculum.
Sub-theme: Drawing
on expertise from all
stakeholders

Quote: “I would’ve never been able to create this content by
myself.” (Participant B, Project Co-lead/Developer/Facilitator)
Quote: “Without that team approach where we all brought our expertise, I
don’t think we would’ve had training in many of the provinces.” (Participant A,
Project Co-lead/Developer/Facilitator)
Quote: “I also think that really helped with the standardization of
language.” (Participant B, Project Co-lead/Developer/Facilitator)

Sub-theme: Having
shared experiences

Quote: “It was great to be around like-minded people… it helped me feel
confident in delivering the training after.” (Participant E, Facilitator)

Sub-theme: Having
learning experiences

Quote: “The co-learning I think not only applied during the workshops
when we were facilitating them with the patients and researchers and other
stakeholders, but I think we as a development team, we were learning as we
went along.” (Participant C, Project Co-lead/Developer/Facilitator)

Sub-theme: Building
relationships

Quote: “By just going on the [central website containing the list of sessions]
or by contacting [a project co-lead], those collaborations occurred, which I
think is a key piece that we need to continue – that infrastructure is still there
and people in their local area.” (Participant B, Project co-lead/Developer/
Facilitator)

5

Theme: The value of the co-learning model
Participants indicated that the most important feature of the curriculum was the co-learning
model, i.e. having relevant stakeholders learning and interacting in the same space together.
Sub-theme: Having
shared experiences

Quote: “Getting people … in a room together, learning face-to-face and the
power of that in terms of breaking down barriers, tackling the issue of power
imbalances that can exist on a research team.” (Participant C, Project Co-lead/
Developer/Facilitator)

Sub-theme: The
usefulness of storytelling

Quote: “What I found was really helpful and was the balance between partially
lecturing but especially the stories and the examples because they bring it
across. When we think of what we remember later on, we picked up a few key
notes maybe from a lecture, but stories, examples, especially presented by
different people, that really sticks in the memory.” (Participant B, Project Colead/Developer/Facilitator)

Sub-theme: Catalysing
relationships to conduct
POR

Quote: “Co-learning is the intervention that builds teams.” [Participant C,
Project Co-lead/Developer/Facilitator]
Quote: “You could almost physically see people relaxing into themselves and
the relationships … that came out of the co-learning format.” (Participant F,
Patient co-facilitator)

Theme: The value of co-facilitating the course
Participants indicated that co-facilitating the sessions together with a patient or with someone
with relevant expertise (e.g., health research landscape, patient engagement) was valuable to
imparting the content effectively.
Sub-theme: Patients feel
like a true partner by
co-facilitating

Quote: “Being taken serious and being listened to is what I mean by moving
past tokenism and being, really, a full member of the team.” (Participant G,
Patient co-facilitator)

Sub-theme: Building
relationships

Quote: “…not just in the facilitation, but then discussions around the course
afterwards and exchanges [about the] experience, the interaction in-between
different patient partners.” (Participant G, Patient co-facilitator)
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Table 5.2 Continued
Theme: Experienced enablers or strengths of the process
Participants identified a number of factors that positively influenced the development process
and/or the pilot.
Sub-theme: Co-building
as a result of the initial
workshop

Quote: “I think a really great example of [the co-building process] was the initial
workshop that brought people together to talk about what should be covered
and what emerged from that workshop around the importance of this idea
of co-building and co-learning.” (Participant C, Project Co-lead/Developer/
Facilitator)

Sub-theme: Having
common goals and/or
personal motivation

Quote: “People on this group started working out of personal interest, not
because we were dictated to. So we came to the table out of desire and interest
in patient engagement, not as a ‘thou shalt’. And I thought that that really may
have had an impact on how well the team worked together as well as how
the modules were created.” (Participant B, Project co-lead/Developer/
Facilitator)

Sub-theme: Adaptability/ Quote: “I loved that we were allowed to do that in that we didn’t require teams
flexibility of the delivery to come to the training, it was just open to anyone who was engaged in POR
or wanting to be engaged. And you didn’t have to be attached to a team, but
yet if you were we strongly encouraged it.” (Participant B, Project Co-lead/
Developer/Facilitator)
Quote: “I think different people mentioned the desirability of customizing
the curriculum for local delivering, like being able to give local examples…
just facilitator preferences. I know, for example, for Module 2 I had different
preferences around something as simple as slide transitions and that was kind
of again butting up against the need to maintain integrity of the curriculum and
also, you know, locking it down for the pilot.” (Participant C, Project Co-lead/
Developer/Facilitator)
Quote: “I really liked as well that we were able to pilot via video conferencing
with one of our rural areas.” (Participant E, Facilitator)
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Sub-theme: Cofacilitation with people
with lived experience

Quote: “I really felt as a partner in the co-facilitation. I felt heard and valued in
terms of discussions.” (Participant G, Patient co-facilitator)

Sub-theme: Validating
the course content
through evaluations and
feedback

Quote: “The pilot collected the perspectives of the different learners, and I think
that was really important to [incorporate this].” (Participant D, Project co-lead/
Developer)
Quote: “[The] evaluation framework that we used during the pilot process [was]
exactly what we built the revisions upon.” (Participant D, Project co-lead/
Developer)
Quote: “The feedback we got through the pilot – we can actually
use some of the feedback almost as marketing when advertising the
curriculum.” (Participant C, Project co-lead/Developer/Facilitator)

Sub-theme: Credibility
of the systematic
development process

Quote: “I liked the reference group idea … although … [it] morphed or changed
over time, I still think it was a great way to … credibly build a project together
across the country.” (Participant D, Project Co-lead/Developer)
Quote (about the train-the-trainer workshop): “It was great to be around
like-minded people … it helped me feel confident in delivering the training
after.” (Participant E, Facilitator)
Quote: “I think we might’ve seen in the past and in other areas of our work
where something’s evolved and that’s just handed to the world as-is, but this
was a very well-thought out way of really, piloting it.” (Participant F, Patient
co-facilitator)
Quote: “I think the pilot was really necessary for two reasons. One: for
improvement, and the other one for credibility.” (Participant C, Project Colead/Developer/Facilitator)
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Table 5.2 Continued
Theme: Beliefs about the success of the process
Participants brought forward their perceptions about what the curriculum achieved and how the
curriculum development and pilot process was successful to them.
Sub-theme: Improved
understanding of POR

Quote: “The knowledge [exchange] that has happened … testified to
the changes in what we thought and what we saw in the people around
us.” (Participant A, Project co-lead/Developer/Facilitator)
Quote: “There’s [anecdotal evidence] suggesting that groups and teams who
took the course actually fared better than those who did not when it came to
getting funding or when it came to their [success] down the line.” (Participant D,
Project Co-lead/Developer)

Sub-theme: Widespread
uptake of the curriculum

Quote: “I think the impact of the training has been wide-spread… On one
hand, you have more people who are knowledgeable of patient-oriented
research and on the other hand you also see groups developing further
[training].” (Participant A, Project Co-lead/Developer/Facilitator)
Quote: “We achieved a national resonance with this foundational curriculum
and that’s not negligible.” (Participant A, Project Co-lead/Developer/
Facilitator)

Theme: Understanding POR
Participants noted observations about how they and the course learners changed in their
understanding POR.
Sub-theme:
Understanding patient
engagement within the
context of POR

Quote: “What I found just super rewarding is working with the participants and
to see that they start to see the value of patient engagement, especially with
the exercise with the research cycle and starting to understand where patient
engagement fits in.” (Participant E, Facilitator)

5

Sub-theme: Researchers/ Quote: “It struck me how much this is new for the researchers. And that’s
patients skills in PE
because researchers are trained to do research in a certain way, especially in
health sciences, and, you know, participatory action research is not among the
tools in their toolbox.” (Participant A, Project Co-lead/Developer/Facilitator)
Quote: “It’s not just telling a story; it’s also analysing it and being part
researching themselves in a way. [Patients are] inventorying what they’ve
learned from experience, and also finding ways to articulate it and finding ways
to make it meaningful in the exchanges and the decisions that are made in a
research team.” (Participant A, Project Co-lead/Developer/Facilitator)
Sub-theme: Evolving
concept, knowledge and
skills

Quote: “We’ve all deepened our knowledge of what POR is, should be, could be,
etc.” (Participant A, Project co-lead/Developer/Facilitator)
Quote: “Another example of our evolution of understanding was, it started with
that initial workshop back ... when we decided that the curriculum needed to
be about more than just patient engagement. That patient-oriented oriented
research, yes patient engagement is foundational to that, but, the emphasis
on the multi-disciplinarity idea and the bringing together of all the stakeholder
different perspectives in order to do ‘patient-oriented’.” (Participant C, Project
Co-lead/Developer/Facilitator)
Quote: “I knew about patient engagement, but I really didn’t know that much
about patient-oriented research. But by being a part of this, I was able to tap
into experts in the development of the training … [that] was really key, because
they were able to share for Module 1 and Module 2 what was the health
research side, broader than just patient engagement, and I felt like that for me
enabled me to actually deliver the content.” (Participant B, Project Co-lead/
Developer/Facilitator)
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Table 5.2 Continued
Theme: Barriers or tensions experienced during the process
Participants identified a number of factors that impeded or created challenges during
development and/or the pilot process.
Sub-theme: Coordination Quote: “Just the level of planning and team building and check-ins that were
required for facilitating and co-facilitating, and supporting the patient cofacilitators.” (Participant E, Facilitator)
Quote: “That is one of the characteristics of co-development; you have to build
in affordances for unseen things, unpredictable things.” (Participant A, Project
Co-lead/Developer/Facilitator)
Quote: “The execution of it required a lot of follow-up … to get people to
share … the planned sessions that they had.” [Participant D, Project Co-lead/
Developer]
Quote: “The [challenge] was more synchronizing all the different SUPPORT Units
and SPOR Networks.” (Participant A, Project Co-lead/Developer/Facilitator)
Sub-theme: Resources

Quote: “I had some frustrations around the amount of time it took us to
accomplish what we’ve accomplished, which has been a lot, but it’s also
taken us three years to get here.” (Participant C, Project Co-lead/Developer/
Facilitator)
Quote: “So I would argue that a lot of resources [needed to complete the
project] have been volunteer.” (Participant C, Project Co-lead/Developer/
Facilitator)
Quote: “I was thinking about how to … shorten the timeframe for the
project and I … think more protected time to do something like this is
necessary.” (Participant D, Project Co-lead/Developer)
“Going forward for sustainability you need to have resources put in place
to have the continuous refreshing and coordination of something like
this.” (Participant D, Project Co-lead/Developer)

Sub-theme: Commitment Quote: “I would say my experience as a train-the-trainer leader, the
people who had passion actively engaged in the train-the-trainer and there
were a few people who were told to attend and they didn’t participate
actively.” (Participant B, Project Co-lead/Developer/Facilitator)
Quote: “I don’t actually think that it was more resources that were necessarily
needed as much as we needed [more] leadership commitment [to make the
project go faster].” (Participant B, Project Co-lead/Developer/Facilitator)
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Sub-theme:
Communication

Quote: “There could’ve been a bit clearer, upfront statements on a website to
talk about the curriculum and … have some clear messaging about what it is
and what stage it’s at.” (Participant D, Project Co-lead/Developer)

Sub-theme: Tension
between the freedom
to adapt content versus
maintaining its integrity
and core messages

Quote: “That was one of the things in the train-the-trainer workshop we …
outlined; what was fixed and what was flexible … people knew that they had
some ability to manipulate the delivery of it.” (Participant B, Project co-lead/
Developer/Facilitator)
Quote: “Any frustrations that I’ve felt with the rigidity of slides, and this or
that, I understood from a science research perspective that there needed to be
somewhat of a consistent delivery across the country so that we could evaluate
it and enhance it that way.” (Participant F, Patient co-facilitator)
Quote: “In general, people adapted the time, they didn’t minimize it to the
extreme.” (Participant A, Project Co-Lead/Developer/Facilitator)
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Table 5.2 Continued
Theme: Environmental context
Participants discussed certain the underlying context in which the project was executed.
Sub-theme: Existing
beliefs about POR

Quote: “We’re up against people who don’t really value POR. I mean, if
they’re not ready to meet as a team and go through training together, it says
something about what they really think about POR.” (Participant A, Co-lead/
Developer/Facilitator)

Sub-theme: Existing
infrastructure

Quote: “I think having the initial infrastructure of the SUPPORT Units and
having the research Networks in SPOR were critical to getting something as far
reaching.” (Participant D, Co-Lead/Developer)

Design and content development phase
The value of co-building the curriculum was widely emphasised. Focus group
participants reported that the variety of expertise was key in making decisions
about the scope, format and content of the curriculum. The initial workshop that
brought people together to talk about the content and what emerged from that
workshop around the importance of co-building and co-learning was seen as an
important step in the development process. The resulting change in trajectory due
to the co-building process was also something that could not be predicted at the
very beginning of the project. One participant stated:

5

“I think this is a clear example of co-building and we should be proud on that.
What it means is that there is no predefined outcome. I think that is a key thing.”
(Participant A, Project Co-lead/Developer/Facilitator)
Furthermore, participants reported the value of having a constant feedback loop
across the development team while everyone worked independently on their pieces
of the content. The development process itself was received as a co-learning journey.

Train-the-trainer and piloting phase
Several focus group participants commented positively on the usefulness of the
train-the-trainer workshop. Some expressed that it was motivating to be with likeminded people and reported that they felt comfortable delivering the sessions
after the train-the-trainer workshop. One patient co-facilitator mentioned that she
felt a little uncomfortable delivering Module 2: Fundamentals of Health Research in
Canada without having a background in health research. The pilot was seen as key
for improvement of the curriculum and credibility. Including the SPOR SUPPORT
Units and Networks was seen as critical to enabling delivery at 17 different
locations across the country with over 500 participants over nine months. The
national coordination provided by CIHR was seen as critical to convening these
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groups, providing updates during the pilot, and supporting connections between
facilitators wherever possible. There were varied opinions on the value of having
such a large number of facilitators and groups responsible for delivering the pilot,
which was seen as beneficial for reaching more audiences but was also seen as
lengthening and adding complexity to the process. All focus group participants
also stated the co-learning environment was a key success factor. Facilitators said
it was powerful to have all the different stakeholders in the room as they were able
to see the perceived barriers between groups (such as patients and researchers)
begin to fade. Delivering the curriculum with a patient co-facilitator was also seen
as valuable. The combination of theory, personal stories and group discussions
was well-received. One facilitator mentioned:
“The balance between partially lecturing [and] the stories and the examples
was great, because they bring [the concepts] across. When we think of what
we remember later on, we pick up a few key notes maybe from a lecture, but
stories [and] examples, especially presented by different people, that really
sticks in the memory.”
(Participant B, Project Co-lead/Developer/Facilitator)
A patient co-facilitator who was also able to share personal stories during the
workshops said:
“I really felt as a partner in the co-facilitation. I felt heard and valued in terms
of the discussions. Not just in the facilitation, but then in the discussions around
the course afterwards and exchanges [about the] experience.”
(Participant G, Patient co-facilitator)
Regarding the question of whether to allow changes to the curriculum, comments
spoke to both content and delivery methods. During the pilot, the content was
locked and a few facilitators mentioned that they would have liked to have had
the opportunity to adjust it more to their local context. Others felt that it was
important not to allow changes during the pilot so as to maintain the functionality
of the evaluation framework and the integrity of the key messages and concepts.
Facilitators appreciated flexibility in terms of delivery; for example, having the
ability to deliver only segments; using technology to deliver the modules in realtime at different (rural) locations; and delivering the modules to entire research
teams or programmes of research versus offering sessions openly to anyone who
was interested.
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One facilitator shared:
“[We were] able to pilot having the modules broken up into smaller segments,
which worked really well for people who were dealing with current medical
issues, they couldn’t sit through a whole eight-hour day of training, so we
offered it out in smaller segments in two- to three-hour sessions instead and
that was really well-received.”
(Participant C, Project Co-lead/Developer/Facilitator)

Evaluation and revision phase
The evaluation framework was seen as a part of a larger systematic process that
lent credibility to the curriculum. Participants felt the evaluation was successful
in collecting feedback from all stakeholder groups in order to inform the
revisions. Participants also reported that the evaluation helped to create an open
atmosphere. One person mentioned:
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“I really appreciated that we didn’t say we knew everything and that this was the
gospel, forever and ever amen. Instead, we said ‘this is what we know for now
about patient-oriented research and we’re going to continue to evolve and grow
the content’.”
(Participant B, Project Co-lead/Developer/Facilitator)
Participants made a number of initial recommendations for other development
groups wishing to undertake a similar project:
• Have all key stakeholders – including patients, researchers, health care professionals and health system decision-makers – at the table from the beginning;
• Do not underestimate the time and resources required to complete the
project, ensuring contingencies are built into the project plan;
• If multiple organisations are involved, ensure clear roles and relationships
are articulated and committed to by the leadership and staff involved;
• Personal interest in patient engagement and the motivation to be part of the
endeavour is a key to success;
• Ensure a training coordinator role exists to manage communications,
maintain a national listing of sessions offered and facilitate a community of
practice across the country for facilitators and co-facilitators.
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5.4 Discussion
The findings of this case study describe the value proposition of co-building a curriculum, from early conceptualisation to the end stages of evaluation and revision. The
trajectory of the development process was greatly influenced by the advice provided
or decisions made by groups comprised of patients, researchers, health care professionals and health system decision-makers. The co-building process was viewed as
critical to achieving the end product and the ability to pilot it nationally in different
contexts. The co-building approach also lent credibility to the process and content.
Despite these perceived benefits, a co-developed curriculum does not necessarily
mean a one-size-fits-all training solution will be produced. A key assumption about
the curriculum before its conceptualisation was that it would exist as one resource
in myriad different training opportunities that support PE specifically and POR more
broadly. It might be that alternative types of education such as ‘learning on the
job’ and coaching are more suited or a combination of training opportunities as
also suggested by Dudley et al. (2015) and the 70:20:10 Framework (2017). While
the content of Foundations is meant to be national in nature and culturally neutral,
additional effort is needed on behalf of facilitators to tailor it to local cultures,
communities or populations. Other research also suggests that those providing
training and wishing to improve its uptake need to articulate what both researchers
and patients can expect to gain from training (Geissler, Bedlington, et al., 2017).
The co-building process also introduced a greater degree of complexity to the
project due to the number of people involved and the geographical spread between
them, having to align schedules, and having to navigate various perspectives when
making decisions. This protracted the overall timeline and increased the amount
of financial and human resources needed, the latter of which was sometimes
voluntary in nature. As such, for a national-scale, co-development approach, it is
recommended that there is strong buy-in and commitment from leadership in
place when embarking on such an endeavour, as well as thorough coordination.
Foundations offered both traditional course work as well as peer to peer learning
activities. We found that the most crucial aspect of the content design, however,
was the co-learning approach. Since POR or co-produced research involves relevant
stakeholders working together, it was imperative that this principle be modelled in
the course format itself. Our results support the findings of Horobin et al. (2017)
who also found that interaction between participants – the sharing of varied
experiences and knowledge – and a ‘learn by doing’ approach was of particular
value (Dudley, Gamble, Allam, et al., 2015). The project co-leads, developers and
facilitators also experienced shared learning by undertaking the co-building
approach. By developing content and piloting it, their own understanding of POR
was deepened.
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One aspiration of implementing Foundations was that the course would dovetail with
further training or real-world POR opportunities offered through SPOR SUPPORT
Units or SPOR Networks. While this was not a requirement or goal of the pilot, some
SUPPORT Units and Networks have gone on to integrate Foundations into their
overall slate of activities. For example, some have built further modules and tools
as a continuation of the content. Some learners who completed Foundations have
started their own POR projects while others became part of an existing POR
project as a partner. Furthermore, some patient learners became involved within
SUPPORT Units or Networks as a patient advisory council member. The scope and
extent to which these outcomes have occurred has not yet been measured.

Strengths and limitations
Little research specifically describes the development of training programmes in
POR and the roles that patients and other stakeholders can have in this process. This
study provides valuable guidance for learning and development groups who may
wish to create similar training programs. The seven investigators who conducted
this study were also the study participants. All investigators participated in the
case study design, data analysis, data interpretation and manuscript production.
This can be seen as a strength of the study and is in line with the co-developing
and co-learning approach of this initiative.

5

Only a sample of all developers, facilitators or patient co-facilitators participated
in the focus group sessions in this case study, which can be seen as a limitation. It
is reasonable to assume that the experiences of the other developers, facilitators
or patient co-facilitators who did not participate could differ from those reported
in this paper. Our study was not intended to formally assess each stakeholder’s
perspective and the impact that being part of this initiative had on patients and
other stakeholders. Such assessment would potentially identify more in-depth
information and recommendations. While the perceptions of developers and
facilitators are important to inform future training programmes, the experience of
participants is as important to learn about the effectiveness and value of training
programmes. A separate formal evaluation study was done to inform the content
revisions of the curriculum. The facilitators who participated in this case study
gave some reflections on what they have heard and learned from participants.

5.5 Conclusions
The perspectives brought forward from this study suggest that the Foundations development process has demonstrated the feasibility and added value of
co-developing and piloting a curriculum in PE and POR on a national level. The
findings of this case study suggest that co-developing a POR curriculum with pa107
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tients, researchers, health care professionals, health system decision-makers and
other relevant stakeholders (i.e., educators) increases its quality, uptake and credibility. The co-development process not only resulted in training that provided the
intended audiences with a valuable learning opportunity, but it also built capacity for POR within the project co-leads, developers, facilitators and patient co-facilitators. The Foundations curriculum has been modified based on the feedback
from curriculum participants and facilitators. The co-development approach and
co-learning delivery format have been maintained. The revised version of Foundations is currently being used by various SUPPORT Units and Networks to further
train relevant stakeholders. In the future, additional revisions might be made as
POR is still in development; new evidence on ‘how to do POR’ and ‘the value of
POR’ can further inform training programs. Furthermore, training needs and preferences may change over time. More research is needed to better understand the
long-term impacts of training programmes and to identify the additional learning
needs of all stakeholders.
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CHAPTER 6
Giving patients a voice:
A participatory evaluation
of patient engagement in
Newfoundland and Labrador
Health Research
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Summary4
“Am I making a difference?” A question asked by a Patient Advisory Council
member. If we want to know how well the collaboration between researchers and
patients is working, we have to ask. In this pilot evaluation study, we aimed to (1)
evaluate patient engagement in health research projects in Newfoundland and
Labrador, Canada, and (2) learn more about how to best monitor and evaluate
patient engagement. We conducted a formative evaluation of patient engagement
in health research projects. Participants included principal investigators (n=6),
patient partners (n=14) and graduate students (N=13). Participants completed
an online survey with closed and open-ended questions about their patient
engagement efforts, experiences and preliminary outcomes. Patients were
involved as co-investigators in the entire evaluation study. We used qualitative
methods to evaluate our participatory process. The evaluation study results show
that most patients and researchers felt prepared and worked together in various
phases of the research process. Both groups felt that the insights and comments
of patients influenced research decisions. They believed that patient engagement
improved the quality and uptake of research. Students felt less prepared and were
less satisfied with their patient engagement experience compared to researchers
and their patient partners. The involvement of patient co-investigators in
this evaluation resulted in learnings, transparency, validation of findings and
increased applicability. Challenges were to select evaluation questions relevant to
all stakeholders and to adapt evaluation tools to local needs.
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6.1 Introduction
Patient and public engagement in health research is increasingly practised.
Growing support for patient engagement is demonstrated by its requirement
from various funding agencies and medical journals (Canadian Institutes of Health
Research, 2012a; Forsythe et al., 2016; Richards et al., 2018; ZonMw, n.d.-a). First
introduced in the United Kingdom (UK), other countries such as Canada, the
United States (US), Australia, Denmark and the Netherlands also began advocating
for patient engagement in research (INVOLVE, 2015). The language used to define
patient engagement differs globally. There is no commonly accepted definition
of ‘patient engagement’ and terms such as ‘patient and public involvement’ or
‘patient participation’ are also used. Following the Canadian Strategy for PatientOriented Research (SPOR), we define patient engagement as ‘meaningful and
active collaboration in governance, priority setting, conducting research and
knowledge translation’. Patients actively contributing to research are known as
‘patient partners’, an overarching term for individuals with personal experience
of a health issue and informal caregivers, including family and friends (Canadian
Institutes of Health Research, 2014). In Canada, the term patient-oriented research
(POR) refers to research that engages patients alongside researchers, decisionmakers and health-care providers. This term is similar to, but distinct from,
patient-centred research, participatory action research, and community-based
participatory research (Mallidou et al., 2018).

6

Patient engagement is reported to improve the quality and outcomes of research,
and studies show that patient engagement can have an impact on various stages
of the research cycle (Crocker et al., 2017; Mann et al., 2018; Vat et al., 2019; Wilson
et al., 2015; de Wit et al., 2013). However, evaluation of patient engagement in
health research remains limited. The majority of evaluation studies have been
conducted by researchers in the UK and the US (Brett et al., 2014a; Staley et al.,
2009). Research funding organisations such as the Patient-Centered Research
Institute (PCORI) and a Dutch research funder (ZonMw) have also conducted
evaluation studies (Forsythe et al., 2018; ZonMw, n.d.-b). In Canada, engagement
initiatives are less frequently evaluated, limiting the opportunity to learn from
current practices, establish best practices and demonstrate public accountability
of investments. Anecdotally, patient partners, students and researchers in the
Canadian province of Newfoundland and Labrador expressed the need for
feedback about their patient-engagement efforts; this need was the impetus for
the current study.
There is no consensus on how best to evaluate patient engagement (Boivin et
al., 2018; Manafo et al., 2018a). We started the endeavour of co-designing an
evaluation approach with patients and researchers, explicitly to pose questions
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relevant to them and to report results back to them to enhance their partnership.
Our pilot evaluation study aimed to assess patient engagement in research
projects, but at the same time provided insights into methods used for evaluation.
This chapter presents the results of our pilot evaluation study and our lessons
learned regarding evaluation itself. We hope our experiences can inform others
who wish to evaluate patient engagement.

Context for this evaluation
The Canadian Institutes of Health Research (CIHR) announced Canada’s Strategy for
Patient-Oriented Research (SPOR) in 2011 (Canadian Institutes of Health Research,
2012a). A key part of the strategy was the creation of provincial Support for People
and Patient-Oriented Research and Trials (SUPPORT) Units whose mandate is to
facilitate patient-engaged research on jurisdictional priorities and build capacity
for patient engagement (Canadian Institutes of Health Research, 2012b). The
Newfoundland and Labrador Support Unit (NL SUPPORT) offered training and
research grants to build the capacity for patient-oriented research (POR). A Patient
Advisory Council (PAC) was established to guide this work. The council comprises
over 20 residents from around the province with varying employment, training and
health backgrounds. All members are involved in research projects, governance,
and/or grant review committees.
Unique to SPOR SUPPORT infrastructure is the development of a nationwide
curriculum. The Foundations in Patient-Oriented Research course was designed and
piloted in Canada to build mutually beneficial relationships for conducting patientoriented research. Three course modules include: Module 1: Introduction to
Patient-Oriented Research; Module 2: Fundamentals of Health Research in Canada;
and Module 3: Building Partnerships and Consolidating Teams (Bell et al., 2019).
This curriculum has been evaluated separately (Bell et al., 2019). In the province of
Newfoundland and Labrador, this curriculum was mandatory for all students who
received a fellowship from NL SUPPORT and highly recommended for researchers
applying for grants. Patient partners could participate on a voluntary basis; some
preferred not to be trained as they felt their ‘lay’ understanding of research
was important to retain. Furthermore, monthly webinars were offered open to
anyone with an interest in POR. These webinars provided information on various
POR topics and examples of patient engagement specific to Newfoundland and
Labrador. In addition, NL SUPPORT offered training for researchers and students
about ways to recruit patients as partners (Vat et al., 2017) and also provided
matching services for those who did not have access to the patient community.
Additional training and support were available upon request. Supporting resources
such as local guidelines on research ethics and compensation of patient partners
were shared with grant applicants.
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A biannual competition provided a number of awards to Masters and PhD students
working on their patient-oriented research thesis project. Furthermore, an annual
competition provided funding to researchers to support small POR projects that
are of relevance to the people of Newfoundland and Labrador. Research priorities
were identified through public consultation via town hall meetings (Etchegary et al.,
2017) and a province-wide survey and shared in the call for proposals. Proposals
were reviewed by patients, researchers, health professionals and policy-makers,
all with an equal say in the decision-making process. Patient engagement in the
research and the relevance of the proposal to research priorities were key for
evaluating all funding proposals. So far, only the progress of funded projects
had been monitored. By this pilot participatory evaluation study, we aimed to
learn more about how to best monitor and evaluate patient engagement and
its findings. This formative evaluation focuses only on patient engagement in
research projects funded by NL SUPPORT. A formative and summative evaluation
of the SPOR program and NL SUPPORT has been conducted separately, in which
patient engagement was a component but not the explicit focus (King, 2019).

6.2 Methodology
A participatory evaluation approach was adopted for all phases of the evaluation
process. While participatory evaluation is a term widely used, other similar
terms exist such as collaborative evaluation, participant-oriented approaches,
responsive evaluation and/or empowerment evaluation (Abma, 2005; Garaway,
1995; O’Sullivan, 2012). The definitions and meanings of terms vary in the
literature; however, the approaches show similarities to patient engagement
in research. Participatory evaluation engages stakeholders in the evaluation
process. Rationales include increasing the utilization of evaluation results,
creating an interactive learning environment, and improving the quality of the
evaluation. Evaluation becomes a team effort in which the primary investigator
is also a facilitator of the evaluation process (Garaway, 1995; O’Sullivan, 2012).
In this methodology section, we first describe the evaluation design and next
the participatory process of the evaluation study. Patient co-investigators were
involved in the entire evaluation process, from selecting the evaluation questions,
the development of the measurement tools, the interpretation of study findings
up to the dissemination activities. A glossary of terms can be found in Table 6.1.

6
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Table 6.1 Glossary
Term

Description

Formative
evaluation

Formative evaluation is typically conducted during programme development or
implementation in order the strengthen or improve a programme (Trochim, n.d.).

Summative
evaluation

Summative evaluation is typically conducted once a programme is established in
order to examine the effects or outcomes of a programme (Trochim, n.d.).

Participatory
evaluation

Participatory evaluation systematically invites and engages stakeholders in
programme evaluation planning and implementation (Garaway, 1995; O’Sullivan,
2012).

Statistics

Statistical methods are used for analysing and summarising data by for example
calculating the mean or standard deviation and testing the relationship between
data sets (e.g. the relationship between inputs and impacts).

Descriptive
qualitative
approach

A research method that is used to provide a comprehensive summary of data
reported in words. Data are analysed without a pre-existing (a priori) set of codes
or assumptions (Sandelowski, 2000).

Value model

A visual illustration that presents the expected impact of a programme.

Logic model

A visual illustration (road map) that presents the relationship between inputs,
activities, outputs, outcomes and impacts of a programme. A logic model is often
used to guide evaluation planning and/or analysis.

The evaluation study methodology
Setting of the study
As of 2018, NL SUPPORT funded 11 research projects with a duration of one year
(with the possibility for a one-year extension which was given to two projects).
The proposed patient-engagement methods varied per project from an advisory
capacity (e.g. consulted periodically) to patient partners as team members (e.g.
attending team meetings). Patients were listed as co-applicants (part of the core
research team) on most research proposals. The number of patient partners
involved varied by project. Most patients involved in the projects were people with
personal experience of a health issue or caregivers, while some were associated
with a local patient or community organisation. The projects employed qualitative,
quantitative and mixed methods designs. Similarly, the projects spanned a variety
of topics and target groups such as primary and tertiary care services for people
with breast cancer, young adults with cancer, people with cardiovascular risks or
obesity, people with mental health problems, families with autism and immigrants.
Projects were mainly located in the capital city of St. John’s, with a few projects
conducted in rural areas across the province. Furthermore, NL SUPPORT had
funded 19 students working on their research project with patient partners and
their supervisor. As this is a formative evaluation study, we selected all student
projects (n=19) and the POR projects midway through their research process (n=8
out of 11).
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Evaluation tool selection and development
To avoid duplication and enable comparison across studies, the evaluation team
(including researchers and patient co-investigators) first reviewed the Patient and
Public Engagement Evaluation Toolkit (Boivin et al., 2018) in light of the evaluation
questions chosen. The tools were rated on scientific rigour, patient and public
involvement in their creation, comprehensiveness and usability. Three tools with
high assessment scores were selected for further review and included: Public and
Patient Engagement Tool (PPEET), Research with Patients and Public involvement
(RAPPORT) and Patients as Partners in Research created by Patients Canada. A
review grid was created based on the evaluation questions: attitude/expectations
(Q1), supporting factors and barriers (Q2), impact on research (Q3) and uptake
of research (Q4). Additional criteria included: health research focus, possibility
of collecting patient and researcher perspectives, possibility of using the tool for
tracking over time, the evaluation method, and time investment. A full comparison
of the tools can be found in Additional file 3.
The evaluation team reviewed the three selected tools. One of the key issues
was that none of the tools fully captured all criteria as described above, although
several did have relevant sections. The PPEET tool was suggested by one of
the researchers as this tool had been validated. However, after review by the
evaluation team, it was noted the tool has not been developed for a health
research context and does not offer the opportunity to easily compare responses
of patients and researchers. Therefore, the evaluation team agreed that the PPEET
tool was not the best fit for our evaluation study. The RAPPORT study tools had
the most relevant sections, however, a very limited quantitative component was
considered as important to easily compare responses of large groups and multiple
POR projects over time. The tool (surveys) developed by patients and caregivers
for Patients Canada, Patients as Partner in Research (Maybee et al., 2016a, 2016b),
was chosen as the primary survey template as this tool met most of our criteria
and offered the opportunity to compare the perspectives of researchers and
patients. The option of using the tool for monitoring over time was also considered
important. Furthermore, the tool was developed by patient advisors with a focus
on and experience with involvement in research projects, which was considered
another important advantage. Lastly, the survey method offered an opportunity
to easily collect data of large groups over time while requiring limited resources.
The evaluation team slightly adapted the mid-project survey for this pilot
evaluation study (e.g. a few yes/no response scales were replaced for 7-point
scales, some questions were adapted to statements). Additional, qualitative, items
were adapted from the RAPPORT study tools (Wilson et al., 2015) to complement
the closed-ended questions. Surveys were adapted for each group involved in
the selected research projects (students, researchers and patient partners).
The adaptation process was iterative, with drafts created by researchers on the

6
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evaluation team (LEV, HE), then sent to the patient co-investigators for in-depth
review and testing. Items and response scales were deleted, added and adapted
based on their feedback (e.g. questions about beliefs related to the impact of
engagement on research uptake were added; some questions were deleted as
the original survey was considered too long). Principal investigator and patient
partner surveys were identical except for minor wording changes relevant to each
group. The surveys consisted of four parts: (1) project details; (2) participation
in the project; (3) overall assessment; 4) demographics/characteristics of the
respondent. The patient partner survey included six open-ended questions out of
28 questions and several comment boxes, the researcher survey included similar
questions (a total of five open-questions out of 25). Another survey was created by
the team for students and gathered information on how patients were engaged
in their research, their beliefs about the value of patient engagement, as well
as their experiences and challenges to date. The student survey included a few
similar questions as included in the principal investigator and patient survey. The
surveys can be found in Additional file 4, 5 and 6. Participation was voluntary and
responses were anonymous and kept confidential.

Recruitment and data collection
All principal investigators of POR projects midway their research (n=8) were
invited to participate in this pilot evaluation study. They were asked to share an
invitation letter with their patient partners, of which seven principal investigators
did. Seventeen patient partners agreed to share their contact details with the
evaluation team. In addition, 19 graduate students were invited to participate.
Participants and projects names were given a de-identifiable number to make
it possible to monitor over time, with only one evaluator having access to the
password-protected identifiable Excel file. All participants were invited via email
in June 2018; this email included a unique personal link to the online survey.
Participation was voluntary, and a reminder was sent after two weeks. Nonresponders received a final reminder in August 2018. Six (out of eight) principal
investigators, 14 (out of 17) patient partners and 13 (out of 19) students responded.
All responses were kept confidential. Tables 6.2 and 6.3 summarises the invited
participants and responses by the funding year.
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Table 6.2 Study participants of NL SUPPORT patient-oriented research grants
Funding call year Number of projects
midway their
research in May
2018

Invited participants

Response

2016 – 2017
(autumn)

N=2

N = 2 principal investigators
N = 2 patient partners

N = 1 principal
investigators
N = 1 patient partner

2017 – 2018
(autumn)

N=6

N = 6 principal investigators
N = 15 patient partners

N = 5 principal
investigators
N = 13 patient partners

Table 6.3 Study participants of NL SUPPORT educational funding
Funding year

Number of projects Invited participants

Response

2016 (autumn and spring) N = 8

N = 6 MSc students
N = 2 PhD students

N = 4 MSc students
N = 1 PhD student

2017 (autumn and spring) N = 11

N = 11 MSc students

N = 8 MSc students

Data analysis
Descriptive analyses were performed using the survey platform to analyse the data
collected through the survey, in particular the number of participants endorsing
response options and multiple-choice questions. We (LEV, HE) examined the
number of responses by respondent group (students, researchers and patient
partners). Given the low numbers, we could not perform statistics on survey
responses. We (LEV, HE) analysed responses from open-ended questions using a
descriptive qualitative approach (Sandelowski, 2000). Here, no a priori assumptions
were made about the data. Rather, the goal was to provide a comprehensive
summary of responses arising from the data.

6

The SPOR programme is partly based on theory explaining how patient
engagement is understood to contribute to a chain of results that should lead to
actual impacts. The SPOR's National Steering Committee developed a Visual Value
Model for Patient Engagement (Canadian Institutes of Health Research, 2014)
which we used for the development of a logic model (see Figure 6.1). We used the
logic model to further categorise and report our findings.
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Figure 6.1 Logic model based on the SPOR Visual Value Model for Patient Engagement (Canadian Institutes of Health Research, 2014)
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The participatory process methodology
Methods used for patient engagement in this evaluation study
Before setting up the evaluation study, we held a participatory workshop with
the full patient advisory council of NL SUPPORT to identify potential evaluation
questions. We asked them the question: “What would you like to learn/know about
patient engagement?” Three members of the patient advisory council joined the
evaluation team (BD, MW, SG). They were involved in selecting the evaluation
questions, the development of the measurement tools, piloting the survey, the
interpretation of study findings and dissemination activities. These patients were
not involved in the research projects selected for this evaluation study. In addition,
we engaged other key stakeholders such as the funding and implementing agency
(NL SUPPORT), researchers and an evaluation expert (NP). The team consisted of
a principal investigator (LEV) and a co-principal investigator (HE). Additional file 2
provides an overview of the stakeholders involved per phase of the study.
Through a consensus meeting, the following evaluation questions were selected:
1. What expectations and attitudes do patient partners, researchers and
students have about patient engagement in health research? (Q1)
2. What supporting factors and barriers do patient partners, researchers and
students experience? (Q2)
3. To what extent do patient partners, researchers and students feel that
partnering with patients in health research has a meaningful impact on the
research process? (Q3)
4. To what extent do patient partners influence the uptake of research? (Q4)

6

Data collection and analysis
We have used qualitative research methods such as observations, notes, recordings
of meetings and written feedback to track patient inputs and our decision-making
process. In the fall of 2019, we organised an online focus group with the evaluation
team to reflect on our process and the impact that patient engagement had on
our evaluation study and the people involved in the evaluation process. The
focus group was attended by all members of the evaluation team (three patient
co-investigators and two researchers). The focus group was facilitated by one of
the researchers (LEV). Prior to the focus group, participants received a brief recap
of the evaluation study and the decisions made as well as a set of open-ended
questions to prompt the discussion. We have used the GRIPP2 (Staniszewska et
al., 2017) for the development of focus group questions, which included topics
such as the influence of patients on the decision-making process; positive and
negative effects of engagement and recommendations.
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The session was conducted and recorded using online meeting technology. One
investigator (LEV) transcribed the focus group and categorised the findings into
three main themes: positive outcomes and impacts, negative outcomes and
impacts, process and context factors (based on GRIPP2 (Staniszewska et al., 2017)
reporting checklist – see Additional file 1). We did not make a distinction between
outcomes and impacts, however, we separated the effects patient engagement
had on the evaluation study and the people involved. The focus group transcription
and analysis were sent to all (co)-investigators for review.

6.3 Results
The first section will present the findings of the evaluation study using the logic
model to structure our findings. In the second section, we report on the evaluation
process and results of patient engagement in our evaluation study.

Findings of the evaluation study
Table 6.4 provides a summary of the demographics of all study participants. Below,
we describe the main findings of the evaluation study. We did not observe any
differences in our data based on the type of study, design nor study site or topic.
Table 6.4 Overview of the demographics of study participants
Participants

Demographics

Number (N)

Researchers
(N=6)

Career

Junior (n=2)
Mid-career (n=2)
Senior (n=2)

Background

Researcher (n=3)
Clinical scientist (n=3)

Sex

Female (n=5)
Male (n=1)

Patient partners
Age
(who worked with
Sex
researchers) (N=14)

Students (N=13)

122

22 – 92 years, mean = 46,5 years
Male (n=1)
Female (n=13)

Level of education

University degree (n=9)
Trade school or college (n=3)
High school (n=2)

Current work status

Working full-time (n = 8)
Working part-time (n = 1)
Not in labour force, unable to work (n = 1)
Student (n = 2)
Retired (n = 2)

Faculty

Medicine (n=7)
Clinical Epidemiology (n=2)
Pharmacy (n=2)
Genetics (n=1)

Sex

Male (n=5)
Female (n=7)
Other (n=1)
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Inputs
We mainly looked at human resources, in particular the attitudes, motivation,
knowledge, skills and time invested, to answer evaluation questions 1 and 2.
All researchers indicated that they attended training sessions about patient
engagement in health research. All felt that they were somewhat or well prepared
to work with patient partners on the research project. They also felt that the
patient partners were prepared to contribute to the research project. Five out
of 14 patients attended training sessions about patient engagement in research.
All patients indicated that they felt comfortable with their understanding of the
research project. Only one person did not feel equipped to contribute to the
research project. All felt that the research team was (somewhat) well prepared to
work with patient partners. Eight out of 13 students somewhat to strongly agreed
that they felt well prepared to work with patient partners.
Three of our six researchers indicated that their primary motivation to work with
patient partners was because they felt that patients and caregivers would add
value; others stated that it was required by the funder. Four of six researchers
agreed or strongly agreed that patient engagement was a good use of their time
and resources, while 12 of the 14 patient partners agreed or strongly agreed. Four
students felt that patients and caregivers would add value, whereas four other
students said that it was not their decision to work with patient partners. The
hours patient partners and researchers spent on patient engagement varied from
less than one hour a month up to more than four hours a month.

6

Process and outputs
We looked at whether or not patients provided input on identifying health research
priorities and their participation in the design and undertaking of the research
project as presented in the logic model. In addition, we looked at supporting
factors and barriers to the engagement process (Q2).
Midway through research projects, patient partners had contributed most to the
initial stages of the research cycle, with eleven indicating they had helped identify
and prioritise the research topic. Notably, all researchers (n=6) indicated patient
partners had or would contribute to analysing the data and with dissemination
and implementation of study findings; comparatively fewer patient partners (n=6
out of 14) indicated involvement in these stages of the research process. Students
indicated that patient partners contributed mainly to the topic identification and
study design phase. One student shared:
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“When I first came onto this project, it was mostly all formed, and so I did not
get much say in the way the project was designed. If I had known more about
patient engagement in the beginning I would have emphasized its use in more
than just the beginning and the end. I don't want to tokenistically involve
patients. I want them to contribute meaningfully.”
(Student 4)
The most commonly reported challenge to patient engagement from a researcher
perspective was the time commitment, though most recognized this was part of
the process and necessary. As one researcher noted:
“If you want to go fast, go alone. If you want to go far, go with others.”
(Researcher, project 3)
Another researcher stated that one of the difficulties was:
“Shifting our thinking and experiences in academia to the everyday experiences
and realities of patients.”
(Researcher, project 4)
Another researcher shared:
“I learned the importance of ensuring that the patient partners have the trust
in the researcher and are given the time, space and authority to speak out; they
can't be timid people, and the researcher must have a lot of humility and accept
being told that they have it wrong or that a certain idea or research strategy
needs to be changed”
(Researcher, project 5)
Patient partners experienced difficulties in communication, timing and the
frequency of engagement. For example, one patient partner said:
“I think if I had been involved from the beginning that it was really supported
from what I've read and heard from the research team. I came on late and I
expect that's why I feel somewhat less engaged than if I had been involved in
the early part of the project. Besides attending meetings I was expecting to have
take-aways to be done, which hasn't occurred at least to this point.”
(Patient Partner 3, project 1)

124

Giving patients a voice

Another patient partner shared:
“More organized time table/schedule for meetings – More frequent
communication on project progress – Very involved up to getting the grant
approved, have not had as much insight into the project since that time.”
(Patient Partner 2, project 7)

Outcomes
As the projects included in this study were midway through their research, we
can only report on a few short-term outcomes and some expectations regarding
medium-term outcomes as shown in the logic model. In line with our evaluation
questions, we specifically focused on the influence of patients on research
decision-making and the expected impact on the uptake of research (Q3 and Q4;
medium-term outcomes in the logic model).
Figure 6.2 shows that most researchers, students and patients believe the
partnership between patient partners and researchers can improve the quality
and outcomes of research. One researcher noted that:
The assumptions of the academic researcher (me) are more easily revealed and
corrected when patient partners are actively engaged and able to challenge
the researcher's way of thinking about an issue - this has been really a very
insightful and useful thing for my own development as a researcher, and for the
quality of the data collected.”
(Researcher 1, project 5)

6

Five out of six researchers strongly agreed that patient partners can help with
the translation and uptake of research, 12 of the patient partners and nine of the
students agreed or strongly agreed.
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Figure 6.2 Responses to the statement “I believe that patient partners can improve the quality and
outcomes of research” shown by group (students, patient partners and researchers)

Figure 6.3 shows that most researchers and patient partners felt that the insights
and comments of patient partners impacted the decisions. As one patient partner
shared:
“I feel that the researchers really valued the patient partners and genuinely felt
it was a critical element to project success. Our input really helped to shape the
grant proposal.”
(Patient Partner 2, project 7)
While another patient partner shared:
“The information I was asked to review was of such a general nature that I
couldn't really comment on it helpfully except in rare cases of confusing writing.”
(Patient Partner 1, project 6)
A researcher shared:
“Patient partners bring another perspective to the research study (whether it
be the actual question, interpretation of the results), often making the research
more relevant and meaningful.”
(Researcher 1, project 1)
126
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Fewer students (n=5) agreed or strongly agreed that patient partners affected
decisions about their thesis project.

6

Figure 6.3 Responses to the statement “The insights and comments of patient partners impacted the
decisions” shown per group (students, patient partners and researchers)

Context factors
Two researchers felt that patient engagement was not valued within their organisation and two patient partners felt it was more a tick-box exercise. One patient
partner shared:
“We instigated this partnership, we were actually waiting to find a researcher
who matched our values and interests. I would suggest our experience is rare,
as I've had lots of other "tick the box" research and engagement experiences.”
(Patient partner 1, project 3)

Results of patient engagement in the evaluation study
In this second results section, we report on the evaluation process and results of
patient engagement in our evaluation study. Table 6.5 provides an overview of
identified positive and negative outcomes and impacts of engaging patients in the
evaluation study. Below we briefly describe the main findings.
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Table 6.5 Overview of the outcomes and impacts of patient engagement in this evaluation study
Positive outcomes and impacts of patient
engagement

Negative outcomes and impacts (or
challenges) of patient engagement

The evaluation study is conducted in areas
patients’ value

Challenge for the evaluation team to select
evaluation questions relevant to all stakeholder
groups

Patients influence decision-making and
dissemination of evaluation findings

Reduced efficiency, increased time and resources

Increased transparency, applicability and
validation of the evaluation findings

Struggle to find relevant measurement tools,
extra time needed to adapt existing tools to local
needs

Learning about the variety of perspectives on
evaluation of patient engagement, questions and
evaluation objectives (all)

Tension between the scientific rigour and practical
relevance for the community (researchers)

Increased understanding of research and
confidence to speak up in other research projects
(patient partners)
Increased motivation to become involved in
future research and evaluation studies (patient
partners)
Learning about research and evaluation, capacity
building (patient partners)
Increased understanding of co-designing an
evaluation study and confidence that patients can
be good co-investigators (researchers)
Increased motivation to evaluate patient
engagement (researchers)
Fun experience (all)

Outcomes and impacts of patient engagement on the evaluation study
The evaluation team felt that the involvement of patients helped choose relevant
evaluation questions, validated the evaluation findings, reinforced transparency
and increased the applicability of the work. Researchers of the evaluation team
experienced a tension between the scientific rigour and relevance of evaluation
tools, which can be seen as a challenge of patient engagement in designing an
evaluation study. A researcher mentioned:
“I remember one of our discussions in this project about choosing a response
scale. Some of the Patients Canada tools had a yes/no scale and I did not want
to use them. I wanted to use a strongly agree to strongly disagree scale and
there is a very good reason for that methodologically and statistically, but I
worried that I was overstepping or forcing that research belief on my patient
partners. I hope I did not come across that way.”
(Researcher 1, evaluation team)
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Through our co-design process, we learned that the researchers on the evaluation
team brought expertise related to the scientific process, while patients brought
expertise about the relevance and readability of the survey questions. The
redesigned survey may not reflect the validity of the original survey, which is
inevitable when adaptions are made to validated tools. However, the researchers
of the team learned that it is important to be flexible in the choice of research
methods and measures and to pay attention to who defines and designs the
content of evaluation tools. This process requires extra time and attention to a
variety of viewpoints on what, how and when to evaluate patient engagement. The
result is a comprehensive survey that reflects local needs while respecting scientific
rigour. The extent to which flexible approaches can be used may depend on the
context of evaluation. For example, an evaluation of research projects across
different provinces or countries may require some consistency in measures, while
allowing adding questions of importance to patients or a specific research project.

Outcomes and impacts of patient engagement on the people involved
The researchers mentioned that the questions of patients motivated them to start
the evaluation study. In addition, the process increased their confidence in patient
engagement and proved to them that patients can be good co-investigators. As
one researcher put it:

6

“I’m really proud of the work we’ve done together. It’s really novel and can
contribute to the literature.”
(Researcher 1, evaluation team)
Patient partners reported impacts such as learning about research and the
process increased their motivation to become involved in future studies with
greater comfort. One patient partner mentioned:
“I started to realize what some of the research process was and became a bit
more open-mouthed in other research projects.”
(Patient partner 2, evaluation team)

Process and context factors
We learned that stakeholders’ questions and evaluation objectives vary. For example, patients wondered how their contribution to a particular project was valued,
while students and researchers wondered how well they were doing patient-oriented research and how their patient partners felt about their contributions. NL
SUPPORT aimed to provide feedback and transparency about patient-oriented
research and to enhance the support infrastructure. The challenge for the eval-
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uation team was to select relevant questions for all involved. Nonetheless, the
process was experienced as quite positive by all team members. A patient partner
mentioned the following about the process:
“The way we went about it was democratic, we have put all the ingredients in
there that needed to be there which I don’t think is done in other evaluations;
with the patient representatives, the theorists and the evaluators all being part
of the process.”
(Patient partner 3, evaluation team)
Facilitating factors included trust and respect between the evaluation team
members. Patient partners noted that the researchers on the evaluation team
were very open to engage patients and they showed appreciation which made
patients feel comfortable. The study was conducted in about two years from the
start until the dissemination of the findings. None of the team members worked
full time on the project and resources were limited.

6.4 Discussion
This study provides insights into the participative development of a patient
engagement evaluation study and its findings. By understanding what and how to
best monitor and evaluate patient engagement, feedback can be provided to those
involved to enhance their engagement practice. The importance of feedback has
also been described by Mathie et al. (2018). However, there are several challenges
that evaluators have to tackle when selecting and implementing evaluation
methods (Hassenforder et al., 2016). Below we reflect on our evaluation study
findings and the participatory process.

Reflection on the evaluation study findings
This pilot evaluation study looked at the expectations and attitudes patient
partners, researchers and students have about patient engagement in health
research (Q1), supporting factors and barriers (Q2), impact of engagement on
health research (Q3) and uptake of research (Q4).
In terms of expectations and attitudes, our findings show that most researchers,
patient partners and students value patient engagement in health research. Interestingly, we did not observe any differences in outcomes between those whose
primary reason to engage patients was because it was required by the funder
and those who felt patients and caregivers would add value. Our results show
that midway their research project, all participants (strongly) believe that patient
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engagement improves the quality and uptake of research, which suggests that
the attitude of researchers towards patient engagement could change over time.
Looking at the impact on health research and uptake of research, it was reported
that patient partners affected research decisions, though their influence could
be higher in particular in student-led projects. Patients had contributed most to
the initial stages, in line with systematic reviews (Domecq et al., 2014). Notably,
however, our findings reveal high intention for patients to contribute to analysing
the data, dissemination and implementation of study findings. Future evaluation
will confirm whether indeed this happens and could report on the impact of
patient engagement on bringing knowledge to practice. As the projects included in
this pilot evaluation study were midway through their research, we cannot report
on the impact on the uptake of research.
Students, researchers and patient partners experienced barriers during the
engagement process. Our findings show that students felt less prepared and
were less satisfied with their patient engagement experience than researchers
and their patient partners. While several students received training, more support
and better capacity building at the supervisor level in academic institutions is
needed. Patient partners reported barriers related to the communication between
researchers and patient partners. The timing of engagement was not clear to all
patient partners. Researchers could improve the partnership by communicating
more frequently during the research process. Other studies reported similar
barriers related to communication (Elberse et al., 2009). A detailed plan, including
an overview of tasks and decision points, as well as regular feedback and project
updates, could facilitate successful communication between patient partners
and researchers. The most commonly reported challenge from a researcher
perspective was the time commitment, though most recognized this was part of
the process and necessary.

6

Our results show that most patients and researchers felt prepared and worked
together in various phases of the research process which can be seen as a facilitating
factor. This outcome may be related to the support infrastructure and the training
sessions offered by NL SUPPORT. In Canada, patients, students and researchers
are trained together about patient engagement, whereas in other countries, only
patients are trained or they are trained separately. Furthermore, training for
health researchers is not available in many countries (de Wit et al., 2015). A study
conducted in the Netherlands showed that although patients were trained, this
did not lead to structured patient engagement in health research; it was unclear
when and how they could best work together (Elberse et al., 2009). Co-learning
can help to clarify expectations and facilitate team building (Bell et al., 2019;
INVOLVE, 2012a). The role of the principal investigator in building relationships
and facilitating meaningful engagement should not be underestimated. De Wit et
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al. (2015) also emphasised the vital role of investigators regarding facilitation and
support of patient partners. Research funders can play a role in building a support
infrastructure and could make training a requirement for research funding.

Refection on patient engagement in this study
Overall, this was very much a patient-driven evaluation study, as we focused
on questions patients wanted to see answered and engaged three patients as
co-investigators throughout the entire evaluation study. Patients contributed
equally to all phases of the evaluation process. Our experience is that patients
bring valuable knowledge for designing evaluation studies. The involvement of
patients helped choose relevant evaluation questions, validated the evaluation
findings, reinforced transparency and increased the applicability of the work, but
does require sufficient time for patient engagement. Participatory evaluation may
increase the relevance and usefulness of information, but it also raises issues
such as who defines and designs the content of evaluation tools. The research
enterprise is largely based upon the application of scientific methods, in which
there is a strong focus on quantitative measures and validated methodologies
(e.g., validated surveys) (Elberse et al., 2017). This does not leave much room to
integrate experiential knowledge in a local context (e.g., adapting questions that
are unclear or irrelevant from a patient perspective). We do not believe there was
a trade-off between the scientific rigour and patient partner preferences in our
evaluation design. In fact, we adapted the Patient Canada’s tool included yes/no
response scale to a Likert scale, the latter generally preferable from a scientific
rigour perspective, while we deleted and added questions relevant from a
patient perspective. We suggest those who wish to evaluate patient engagement
to first explore published tools as provided in the Patient and Public Evaluation
Toolkit (Boivin et al., n.d.). Depending on the evaluation context, questions and
intended use of results, an evaluation tool may be found that is fit for purpose
with perhaps some adaptations, if not new tools may need to be developed. We
suggest that more flexible approaches to research methodologies are needed for
the monitoring and evaluation of patient engagement, looking not only at validity
from the perspective of researchers, but also from the perspective of patients.
This has also been noted by Baines and Donovan (2019). Patient engagement
should perhaps be defined as ‘meaningful and active collaboration in governance,
priority setting, conducting research, knowledge translation and evaluation’.

Strengths and limitations
We captured the perspectives of students, researchers and patient partners which
we see as a strength. In particular, very little literature has investigated student
perceptions of patient engagement, but this is important for the next generation
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of researchers. A limitation of our study is the small number of participants. It
should also be noted that the patient participants may not be representative of
the general population (e.g. mostly highly educated women) which may limit the
generalisations of our findings. In addition, selection bias may have occurred as
principal investigators were asked to select patient partners. Also, participation
was voluntary, those who were less involved or had a negative experience may
have decided not to participate in this study. Future studies may also wish to pay
attention to the method or level of engagement, material and financial resources
(e.g. compensation of patient partners) and if schedules were accommodated with
work schedules, as this may influence experiences and outcomes. Our evaluation
study focused mainly on the impact of patient engagement on research decisionmaking. Though this was considered as important by patients and researchers,
personal benefits such as increased confidence, less social isolation, new use of
existing skills should not be overlooked, as well as negative impacts of peoples’
lives such as stress, feeling overwhelmed etc (Brett et al., 2010b; Vat et al., 2017).
We created a comprehensive survey that reflects local needs while respecting
scientific rigour which we see as a strength. Using quantitative methods allowed
us to easily collect information from participants with the opportunity to compare
responses across groups while complementing the data with more qualitative indepth information about participants’ experiences. We found that the quantitative
data had little variability – most participants rated the maximum on the Likert scale
questions (e.g. a ceiling effect might have been reached). The selected projects
largely differed (e.g. topics, engagement methods, types of research, people
involved), therefore it is very difficult to evaluate patient engagement following
traditional (statistical) methods and reinforces the need for flexibility in evaluation
approaches. Interestingly, self-administered questionnaires and surveys were the
most common type of tool identified (Boivin et al., 2018). Patient-oriented research
is about the relational work between patients and researchers. The relational
work is extremely difficult to evaluate but in many ways the most important as
also emphasized by Abelson et al. (2018). The qualitative data provided valuable
insights into peoples’ experiences. It is important to follow up with focus groups
or interviews to better understand the experiences and quantitative data. More
innovative evaluation tools could also be used for this type of evaluation studies,
e.g. quizzes, postcards, photo surveys, video diaries. Mixed methods and multiple
tools are needed to evaluate patient engagement, as one survey does not capture
the complexity and outcomes of engagement. One of the difficulties is that the
context in which engagement takes place often influences outcomes (Staley,
2015), and should therefore not be overlooked in evaluation studies.

6
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We purposely chose internal evaluators, as we aimed to create a learning
environment by involving relevant stakeholders in the evaluation process. Our
approach was theory and stakeholder-based which we see as a strength. We
agree with others that evaluators of processes like patient engagement should use
mixed methods: assessing the process, its outcomes, and its context; taking into
account both the theory and participants’ views, and being scientifically rigorous
while also adaptive to local needs (Hassenforder et al., 2016). However, the lack of
organisational capacity and resources needed for these types of evaluation studies
should not be overlooked, as well as the time it takes before outcomes become
visible. A co-creation process is required to develop appropriate monitoring and
evaluation strategies. Evaluators should be aware that their position can influence
an evaluation study; therefore, they should be transparent in how they select and
implement monitoring and evaluation methods.

6.5 Conclusion
Our findings show that researchers, patient partners and students value patient
engagement in health research. We found that currently available tools for
monitoring and evaluation do not fully capture local needs and the complexity of
patient engagement. We argue that there is a need for participatory and flexible
evaluation approaches in which all involved in patient-engagement practices
decide what to measure and how to measure it.
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Summary5
Showing how engagement adds value for all stakeholders can be an effective
motivator for broader implementation of patient engagement. However, it
is unclear what methods can best be used to evaluate patient engagement.
We aimed to review the literature on monitoring and evaluation of patient
engagement, with a focus on indicators and methods. A total of 18 benefits
and five costs of patient engagement were identified, mapped with 28 possible
indicators for their evaluation. Several quantitative and qualitative methods were
found for evaluation of benefits and costs of patient engagement. We concluded
that currently available indicators and methods are of some use in measuring
impact but are not sufficient to understand the pathway to impact, nor whether
interaction between researchers and patients leads to change. We suggest that
the impacts of patient engagement can best be determined not by applying single
indicators, but a coherent set of measures.

5

Vat, L.E., Finlay, T., Jan Schuitmaker-Warnaar, T., et al. Evaluating the “return on patient

engagement initiatives” in medicines research and development: A literature review. Health
Expect. 2020; 23: 5– 18. https://doi-org.vu-nl.idm.oclc.org/10.1111/hex.12951 The original abstract,
language style, and lay-out of the publication have been slightly adapted for this thesis. Annexes
accompanied this chapter can be found online in the supportive information section.
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7.1 Introduction
There is increasing consensus among stakeholders that patient engagement in
research and development (R&D) of medicines provides benefits for patients,
researchers, industry, regulatory bodies, payers and policy-makers (Geissler, Ryll,
et al., 2017; Levitan et al., 2018; PARADIGM, 2018). The case for patient engagement
is often presented in ethical and political terms referring to fairness, transparency
and accountability (Barber et al., 2012; Duffett, 2017). Methodological arguments
consider the experiential knowledge of patients – acquired through their personal
experience of a condition – as valuable to improving the quality and relevance of
the research (Caron-Flinterman, 2005; Pittens et al., 2015; Wilson et al., 2015). The
inclusion of patients in decision-making about the development of new innovative
medicines is a substantial change, requiring time and (financial) commitments
from researchers, industry and patients (Duffett, 2017; Levitan et al., 2018). Despite
efforts to promote and support patient engagement in research, the prevalence
of patient engagement in medicines research and development remains low
(Evans et al., 2018; Fergusson et al., 2018). Patient engagement has not been
fully embedded in the health research system, partly because it is not yet clear to
all involved what the added value is (Schölvinck, 2018). To address this need, an
increasing number of studies aim to evaluate the impact of patient engagement,
underscoring the growing interest in the ‘return on engagement’, or why it makes
sense for patients, society and industry (Crocker et al., 2017; Levitan et al., 2018).
The perceived value of patient engagement practices can vary for different
stakeholder groups and the metrics of interest will therefore differ accordingly
(Staniszewska et al., 2011). For example, for researchers and industry partners,
it might be about evidence that patient engagement improves the quality and
efficiency of research and the uptake of findings, while for patients it might be
more about influencing the R&D agenda to develop medicines for unmet needs.
Some argue that evidence is needed to justify the ‘business case’ for engagement.
This could also help to establish a financial model to support engagement (Collins
et al., 2018; Levitan et al., 2018; Staniszewska et al., 2008). Evaluation could also
define the genuine value of patients’ contributions, contributing to valued rather
than tokenistic inclusion for appearances’ sake (Rowe & Frewer, 2004). There is also
some resistance; people are concerned about assessing impact too simplistically.
Some question whether it is fair to evaluate the value of patient input in isolation,
and not that of others such as key scientific leaders (Crocker et al., 2017), not least
because it may be the synergy of working in partnership that produces benefit
(Staley, 2015). As mentioned by Staniszewska (2011), it is important to recognise
that “any form of measurement sits within a political or ideological context that
cannot be ignored”. Nonetheless, there is a desire to assess the impact of patient
engagement, to demonstrate better decision-making, avoidance of previous errors
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and a contribution to continuous efficiency and quality improvement (Collins et
al., 2018; Kok, 2018; Rowe & Frewer, 2004).
Despite this perceived importance of assessing the return on patient engagement,
little is known about ‘what’ to evaluate, and even less about ‘how’ (Boivin et al.,
2018; Brett et al., 2014a; Manafo et al., 2018a). Several researchers have tried to
assess how patient engagement makes a difference (Barber et al., 2012; Blackburn
et al., 2018; Crocker et al., 2017; Evans et al., 2014; Forsythe et al., 2018; Geissler,
Ryll, et al., 2017; Gordon et al., 2018; Mann et al., 2018; Vale, Tierney, et al., 2012;
Wilson et al., 2015). Although there is no standardised way to assess the impact
of patient engagement, very similar benefits, costs and challenges are reported in
literature reviews (Brett et al., 2014a; Domecq et al., 2014; Duffett, 2017; Esmail et
al., 2015; Manafo et al., 2018a; Price et al., 2017; Staley, 2015, 2017; Staley et al.,
2009). The current assessment of patient engagement is considered weak, partly
because much of the evidence is mainly anecdotal (Staley, 2015) and because
methods used have not captured the complexity, context or mechanisms of change
(Jagosh et al., 2012; Staley, 2015). Previous studies have identified several gaps
in the literature and identified challenges such as the delayed nature of impact,
inconsistent terminology, absence of accepted criteria for judging the success or
quality of research, no agreed evaluation methods or framework and few reliable
measurement tools. The absence of a control group – identical research carried
out without patient engagement – is problematic too, particularly in an area of
science where direct comparison to an existing standard is routinely demanded
(Dillon et al., 2017; Gagnon et al., 2017; Rowe & Frewer, 2004; Wilson et al., 2015). It
is argued that to build an evidence base, some level of consensus on measurable
impacts is needed, while others state that the outcomes of engagement cannot
easily be quantified (Esmail et al., 2015; Staley & Barron, 2019; Staniszewska et
al., 2011). In sum, it remains unclear what methods can be best used to evaluate
patient engagement.
To address the need for means of determining the ‘return on engagement’, the aim
of this chapter is to scope, review and summarise the literature on monitoring and
evaluation of patient engagement. Many publications present useful guidance
for conducting patient engagement and assessing the quality (Greenhalgh et al.,
2019; Patient Focused Medicines Development, 2018; Standards Development
Partnership, 2018). Evaluation studies focus mainly on qualitative methods and
only occasionally link to specific outcomes (Crocker et al., 2017; Dudley, Gamble,
Preston, et al., 2015; Iliffe et al., 2013; Jagosh et al., 2012). Therefore, this chapter
is focused on ways to evaluate patient engagement with both qualitative and
explicitly quantitative methods.

140

Evaluating the “return on patient engagement initiatives”

This work is part of the PARADIGM project, a public-private partnership that is
developing ways to ensure that patients are always meaningfully involved in
the development of medicines. The impact of patient engagement may differ
at different points in the development of medicine. Accordingly, PARADIGM
focuses on three decision-making points during R&D at which point integration
of the patient perspective is considered likely to be valuable, specifically as part
of research priority-setting, design of clinical trials and early dialogues with
regulators and health technology assessment bodies. Each of these represents a
point at which engagement can influence effective planning and implementation,
and demonstrate impact on the final product.

7.2 Methods
We undertook a scoping review of published academic and grey literature as
recommended by Arksey and O’Malley (2005), also drawing on Mays et al (2001)
and Peters et al (Peters et al., 2015). Scoping reviews are similar to systematic
reviews in that they follow a structured search process, however, they are
performed for different reasons (Munn et al., 2018). Our aim was not to answer a
precise question addressing the effectiveness of a certain practice, as in a metaanalysis, but to provide an overview of the breadth of the available literature
about evaluating patient engagement.
While the review is concerned with patient engagement at the three key decisionmaking points, we used broader search limits to ensure capture of related
publications in other areas of health research. One of the challenges was the
variety of terminology. For example, the words ‘measure’, ‘metric’ and ‘indicator’
are often used interchangeably and their definitions may vary if they are stated
at all. Furthermore, the terms used for ‘patient engagement’ differ globally. In
this chapter we use the term patient engagement; in our search, we included
terms such as public involvement, patient participation, community engagement
and user involvement. Table 7.1 provides definitions of terms developed by the
authors and as we used them in this review.

7

141

CHA PTER 7

Table 7.1 Definitions
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Concept

Description

Patient engagement

The effective and active collaboration of patients, patient advocates,
patient representatives and/or carers in the processes and decisions within
the medicines lifecycle, along with all other relevant stakeholders when
appropriate (PARADIGM, 2018).

Patient partner

A patient, patient advocate, patient representative and/or carer who
contributes to any level of patient engagement activities; this can also be
substituted for other terms such as patient contributor (Karazivan et al.,
2015).

Research participant

A person who participates in human subject research, also called a subject,
study participant or volunteer of an experiment or trial.

Society

Includes all members of the public and patients who use healthcare services.

Research priority
setting

Any process aimed at constructing priorities or agendas for health research
and medicines development, to raise awareness and change the way
research funding is allocated.

Design of clinical trials

Any process aimed at the development or design of clinical trials for
medicines development at any stage of that process. One example is changes
made to inclusion and exclusion criteria for trial participants.

Early dialogues
with regulators and
Health Technology
Assessment (HTA)
bodies

Any process in which medical technology developers communicate with
regulatory bodies and/or HTA bodies prior to health technology assessment.
Early dialogue can happen only with regulators (e.g. scientific advice),
jointly with regulators and HTA bodies (to discuss data requirements to
support decision-making on marketing authorisation and reimbursement
simultaneously) or only with HTA bodies (e.g. EUnetHTA multi-HTA dialogues)

Benefit

An advantage of engagement for research and development and
stakeholders involved.

Costs and challenges

The expenditure and/or effort of engagement for research and development
and the stakeholders involved.

Outcomes

Decisions made and things produced as a direct result of patient engagement
practices. One example is changes made in the design of a clinical trial
resulting in a more relevant and appropriate research protocol. Outcomes
may lead to impact on research and development.

Impacts

Broader effect of outcomes, both positive and negative, of patient
engagement. Impact may be direct or indirect, intended or unintended.
For example, this may include study quality benefits such as improved
recruitment and retention of study participants.

Value

The benefits of patient engagement (in relation to the direct and indirect
costs) for individuals and organisations involved.

Monitoring

The formative evaluation of patient engagement practices in order to
strengthen them.

Evaluation

The ‘systematic acquisition and assessment of information to provide useful
feedback about ..’ patient engagement practices (Trochim, n.d.). Summative
evaluation examines the effects of patient engagement practices on various
measures including outcomes, impact and cost-benefit ratio.

Criteria

Dimensions or parameters used for evaluation. These need to be translated
into measurable entities called ‘indicators’ and indicators are measured with
‘metrics’.
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Table 7.1 Continued
Concept

Description

Indicator

Qualitative or quantitative measure that provides a means of expressing
achievement of a goal or ascertaining the consequences of a specific change.
Quantitative indicators are reported as numbers, such as rates of change
and ratios. Qualitative indicators are reported as words, in statements,
paragraphs and reports (Simister, 2015).

Metrics

Observations based on standardised data sources or agreed techniques for
gathering information. Metrics could consist of an agreed set of quantitative
and/or qualitative indicators to measure evaluation criteria, with a set of
agreed methods/tools to collect this information.

Methods

Ways to collect information for monitoring and evaluating the outcomes and
impact of patient engagement practices; for example, quantitative, qualitative
or mixed methods.

Tools

Instruments to collect information about patient engagement practices. For
example, interview guides, questionnaires, log sheets and observation forms
are all tools.

Search methods
Prior to the database search, we did a search to identify a tentative sample set of
relevant studies for a snowballing exercise. Using broad keywords we searched
Google Scholar for published articles and Google for grey literature. We also
searched the Patient-Centered Outcomes Research Institute database and the
INVOLVE evidence library. A snowballing exercise using references and citations
from these articles provided a starting set of publications that informed the protocol
for the main review. This is recommended for clarification of concepts and search
terms when interrogating large, diverse fields of literature (Wohlin, 2014).

7

Accordingly, with the assistance of a specialist librarian, we searched CINAHL,
Embase, Medline, PsychINFO and PubMed databases for peer-reviewed published
literature. The following keywords were used ‘patient engagement’ combined with
« AND » ‘research’ « AND » ‘outcomes’, including a variation of terms combined
with « OR ». An overview of all search terms can be found in Table 7.2.
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Table 7.2 Search terms
Patient engagement
(title only)

Research
(title only)

Outcomes
(title/abstract only)

Patient participation
[MeSH]

Comparative effectiveness
research [MeSH]

Outcome(s)
Impact

Patient engagement

Research

Measurement(s)

Public engagement

Clinical trial

Metrics

Client engagement

Study design

Framework(s)

Community engagement

Trial design

Assessment

Public participation

Research design

Criteria

Patient participation

Health technology assessment

Indicator(s)

Public involvement

Agenda setting

User involvement
Client involvement
Consumer involvement

Grey literature was searched using the same terms; items recommended by
consortium partners and external stakeholders were added manually and
reference lists of items included were searched for additional publications. All
searches were conducted between 1 May 2018 and 31 July 2018. The search
was limited to publications in English. We excluded articles that did not provide
information on possible evaluation approaches or outcomes associated with
patient or public engagement. No date limits were applied other than a cut-off
of publications after 31 July 2018. Following completion of the search, duplicated
items were removed.

Study selection and data extraction
Two researchers (TF, LV) independently screened all items’ title and abstract. To
ensure inter reliability, items were marked for inclusion or exclusion with each
researcher’s initials, discrepancies were discussed and consensus reached. Both
researchers read all the selected items in full and followed up references for
final inclusion. At this stage further exclusions were made of items that did not
include methods for evaluating outcomes and/or impact of patient engagement
practices in health research or health technology assessment - discrepancies were
discussed, and consensus agreed for final inclusion in the data extraction and
analysis. Figure 7.1 illustrates the number of articles identified, screened, selected
and reviewed.
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Figure 1 Article selection PRISMA flow diagram
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Identification

Records from databases after
duplicates removed
(n=1305)

Screening

Records included for Ti/Ab screening
(n=1352)

Eligibility

Records included for full text reading
(n=168)

Included

Items included for data extraction
(n=91)

Records from grey literature and hand
searching after duplicates removed
(n=47)

Records excluded after screening Ti/Ab:
• Not written in English
• Not about evaluation of patient
engagement
(n=1184)

Records excluded after full text reading:
• No information on possible evaluation
approaches or outcomes
• No methods for evaluating outcomes
and impacts of patient engagement
practices in health research or health
technology assessment
(n=77)

Figure 7.1 Article selection PRISMA flow diagram

TF and LV developed a data extraction sheet to record relevant information from
each item, including the publication year and focus, country of origin, methodology,
patients involved as partners, use of a framework or model, definitions included,
outcome and/or impact on research, benefits and costs by stakeholder group,
measurement or evaluation methods suggested or applied. When available,
context and process criteria were also included. Both researchers extracted data
independently from 30% of the scientific articles and then compared their findings
to agree on the approach to data extraction. Thereafter, all the data from peerreviewed published papers’ data were extracted by LV and the grey literature by
TF and LV.

7

Analysis
Data were thematically analysed following Braun and Clarke’s approach (Braun &
Clarke, 2006). To achieve the summary we coded data using the review question,
aim and objective as included on the data-extraction sheet. Codes used were
benefits (B), costs and challenges (C), outcome or impact on research (O or I),
and types of benefits or costs and challenges. Codes were then clustered into
themes that were agreed by TF and LV; themes were identified deductively and
include benefits, costs and challenges for each stakeholder group, benefits,
costs and challenges for research by decision-making point, indicators, methods
or tools. LV and NG clustered the indicators, methods and tools into qualitative
and quantitative types. Benefits and costs were mapped to suggested or applied
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indicators and tools or methods. The decision-making point focus of articles was
interpreted by the researchers if not defined in the article. Benefits and costs
that could not easily be linked to one particular decision-making point were
analysed separately. LV and TF agreed on the data analysis strategy and sections
of the analysis were cross-checked by comparing interpretations of results;
inconsistencies were discussed and agreed upon.

Consultation and validation
The preliminary results of the review were presented and discussed during a
PARADIGM meeting held in London on July 18 2018. This session provided valuable
input on how best to present and categorise the results. Participants in the meeting
included representatives from patient organisations, pharmaceutical companies
and academia with interest and considerable expertise in patient engagement.
Based on the discussions during the meeting it was agreed to structure the
results per key decision-making point and per stakeholder, including benefits and
costs. These members of the PARADIGM consortium were involved in writing this
chapter; their interpretation of results informed the discussion and conclusion.
Furthermore, their contributions to the entire research process informed the
direction of research, the terminology and definitions used in this chapter.

7.3 Results
A total of 91 documents met the eligibility criteria (academic literature n=77 and
grey literature n=14). Included documents were published between 2000 and 2018
and focused mainly on the health research field. We found limited documents
in the field of regulation and health technology assessment. Most documents
were published in the United Kingdom in an academic setting. We found largely
qualitative studies and literature reviews. Sixteen studies reported that patients
were involved in the study as partners. Table 7.3 provides an overview of the
characteristics of included documents.
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Table 7.3 Overview of characteristics of included documents
Characteristic

Output

Year

Last 8 years (2010–2018) (n=69)
10 years (2000–2010) (n=22)

Focus

Clinical trial (n=24)
Health research (n=47)
Regulation and HTA (n=8)
Other (n=12)

Country of origin

Canada (n=11)
United Kingdom (n=40)
Canada and the United Kingdom (n=1)
United States (n=27)
Europe (n=6)
Netherlands (n=4)
Germany (n=1)
Denmark (n=1)

Setting

Academia (n=38)
Healthcare (n=19)
Industry (n=3)
Mixed (n=14)
Other (n=17)

Methodology
(academic literature only)

Quantitative study (n=6)
Qualitative study (n=23)
Mixed method study (n=15)
Literature review (n=25)
Commentary/Editorial/Opinion/other (n=8)

Patients involved as partners in the study
(academic literature only)

Yes (n=16)
Unspecified (n=61)

In this section we present the findings of our review, first considering the three
decision-making points which were relevant to our search. Not all reported benefits
and costs could easily be linked to one decision-making point. These referred to
overall benefits and costs for stakeholders and general costs or challenges for
research and development. Therefore, we report them separately. Additionally,
reported benefits and costs related to other phases of the research process (such
as interpretation of research findings, dissemination of results) were omitted.

7
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Benefits, costs and challenges for research and development
A total of 18 benefits and five costs of patient engagement at three R&D decisionmaking points were identified. These were grouped into 11 domains and mapped
with 28 possible indicators for their evaluation. Table 7.4 and 7.5 provides an
overview of indicators for each domain. Please refer to Annexes 3-5 for more
detailed indicators, evaluation methods and tools.
Table 7.4 Summary of benefits for research and development mapped with reported indicators for
evaluation
Research priority-setting
Usability benefits (1)

Examples of indicators related to usability benefits (total: 6)

More relevant research topics
and priorities, based on patients’
needs (Brett et al., 2010b, 2014a;
Caron-Flinterman et al., 2006;
Collins et al., 2018; Duffett, 2017;
Esmail et al., 2015; Forsythe et
al., 2018; Geissler, Ryll, et al.,
2017; Manafò et al., 2018b; Mann
et al., 2018; Ray & Miller, 2017;
Sofolahan-Oladeinde et al., 2017;
Staley, 2015; Staley et al., 2009;
de Wit et al., 2014)

• Rating of influence of patients and other stakeholders (PatientCentered Outcomes Research Institute, 2017)
• Rating of relevance or importance of studies (Forsythe et al.,
2018; Getz, 2015)
• Perceptions or degree of contentment/satisfaction with the topic
generation and prioritisation process (Sibbald et al., 2009)
• Similarities and differences in research priorities between
stakeholder groups (Collins et al., 2018)
• Types of research gaps reported that were not previously
identified (Patient-Centered Outcomes Research Institute, 2017)
• Perceptions on how patients’ experiential knowledge helped
shaped the research question (Esmail et al., 2015)

Research questions, hypothesis,
interventions and medical
technologies become more
relevant and usable for patients
(Blackburn et al., 2018; Esmail et
al., 2015)
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Societal benefits (2)

Examples of indicators related to societal benefits (total: 3)

More appropriate resource
allocation, based on patients’
needs (Esmail et al., 2015)

• Comparison of academic and lay scores assigned to research
proposals (Andejeski et al., 2002)
• Perceptions of public influence on funding decisions (Andejeski
et al., 2002)
• Indicators of dynamics in the panel discussion (Patient-Centered
Outcomes Research Institute, 2017)

Funding benefits (3)

Examples of indicators related to funding benefits (total: 1)

Improved fundability and
credibility of research proposals
(Domecq et al., 2014; Esmail et
al., 2015; Gordon et al., 2018;
Lindenmeyer et al., 2007; Price
et al., 2017; Public Involvement
Impact Assessment Framework
Study Group, 2013b; Staley et al.,
2009; Wyatt et al., 2008)

• Number of studies that had success in gaining research funding
(Crocker et al., 2017)
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Table 7.4 Continued
Design of clinical trials
Ethical benefits (4)

Examples of indicators related to ethical benefits (total: 1)

More appropriate, inclusive and
sensitive research design
(Brett et al., 2010a; Esmail et al.,
2015; Public Involvement Impact
Assessment Framework Study
Group, 2013a; Ray & Miller, 2017;
Staley, 2015; Staley et al., 2009;
Wilson et al., 2015)

• Number of studies that had success in gaining ethics approval
(Crocker et al., 2017)

Methodological benefits (5)

Examples of indicators related to methodological benefits (total: 4)

More appropriate wording and
• Number of changes made to clinical trial communication as a
timing of research instruments
result of study participant feedback (Getz, 2015)
and interventions
(Blackburn et al., 2018; Boote
et al., 2011; Brett et al., 2010a,
2014a; De Las Nueces et al., 2012;
Evans et al., 2014; Forsythe et
al., 2016; Gordon et al., 2018;
Mann et al., 2018; McKevitt et al.,
2010; Price et al., 2017; Public
Involvement Impact Assessment
Framework Study Group, 2013b;
Staley, 2015; Staley et al., 2009;
Wyatt et al., 2008b)
• Reading level of research documents/instruments (Guarino et
Increased readability and
al., 2006)
accessibility of research materials
• Rating or perceptions of understanding of the consent form
(Blackburn et al., 2018; Boote
(Guarino et al., 2006)
et al., 2011; Brett et al., 2010a,
2014a; Duffett, 2017; Gordon et
al., 2018; Iliffe et al., 2013; Price
et al., 2017; Public Involvement
Impact Assessment Framework
Study Group, 2013b; Staley et al.,
2009; Wyatt et al., 2008b)
More relevant research
outcomes/endpoints
(Ashkenazy & Schneider, 2016;
Domecq et al., 2014; Dudley,
Gamble, Preston, et al., 2015)

7

• Number and type of patient-reported outcomes (PatientCentered Outcomes Research Institute, 2017)
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Table 7.4 Continued
Design of clinical trials
Study quality benefits (6)

Examples of indicators related to study quality benefits (total: 7)

Improved recruitment and
retention (Blackburn et al., 2018;
Ennis & Wykes, 2013; Forsythe et
al., 2018; Iliffe et al., 2013; Staley
et al., 2009)

• Recruitment rates (Ennis & Wykes, 2013; Guarino et al., 2006;
Iliffe et al., 2013)
• Number of study participants who drop-out for reasons other
than adverse reactions (Getz, 2015)

Increased diversity of study
participants (de Las Nueces et
al., 2012)

• Recruitment and retention rates among hard to reach
population, level of diversity (Patient-Centered Outcomes
Research Institute, 2017)

Improved trial experience/
satisfaction by study participants
(Levitan et al., 2018; Pushparajah,
2018)

• Rating or explore feelings of satisfaction among study
participants (Collins et al., 2018; Guarino et al., 2006)
• Rating convenience of study visits and procedures by study
participants (Getz, 2015)

More adherence to the research
protocol
(Ashkenazy & Schneider, 2016)

• Number of protocol amendments (Getz, 2015)

Faster study completion
(Forsythe et al., 2018; Levitan et
al., 2018)

• Number of studies completed within a particular timeframe
(Geissler, Ryll, et al., 2017; Patient-Centered Outcomes Research
Institute, 2017)

Regulatory and HTA processes
Instrumental benefits (7)

Examples of indicators related to instrumental benefits (total: 1)

Higher accuracy in measuring
needs and preferences of
patients
(Abelson et al., 2016; European
Patients Forum, 2013)

• Perceptions on how patient input was used and added value for
assessment (Abelson et al., 2013; European Medicines Agency,
2017)

Better quality of assessment (in
terms of relevance and reliability
to the local context)
(Abelson et al., 2016; European
Patients Forum, 2013)
Study uptake benefits (8)

Examples of indicators related to study uptake benefits (total: 2)

Uptake of evidence/approval by
regulators and HTA bodies
(Borup et al., 2016; Levitan et al.,
2018)

• Time to approval/response of regulators (Ray & Miller, 2017)
• Changes in the proportion of drugs recommended for
reimbursement (Staley & Barron, 2019)

Developmental benefits (9)

Examples of indicators related to developmental benefits

Knowledge and public awareness
of products
(Abelson et al., 2016)

• None reported

Democratic accountability and
transparency
(Abelson et al., 2016)

150

Evaluating the “return on patient engagement initiatives”

Table 7.5 Summary of costs for research and development mapped with reported indicators for evaluation
Various decision-making points
Non-financial costs (10)

Examples of indicators related to non-financial costs (total: 2)

Biases in recruitment or findings
(Blackburn et al., 2018; Public
Involvement Impact Assessment
Framework Study Group, 2013b)

• Perceived negative impacts of patient engagement for research
and development (Blackburn et al., 2018)
• Total hours spent on engagement (Blackburn et al., 2018)

Scientific and ethical conflict in
protocol design
(Brett et al., 2014a)
Power struggles
(Brett et al., 2014a)
Increased time
(Brett et al., 2014a)
Financial costs (11)

Examples of indicators related to financial costs (total: 1)

Increased costs (Brett et al.,
2014a)

• Total monetary costs of engagement for research and
development (Blackburn et al., 2018)

Benefits of patient engagement in research priority setting
The literature suggests that patient engagement in research priority-setting has
several benefits. We identified four unique benefits and nine possible indicators.
We clustered the benefits into three domains: usability benefits, social benefits
and funding benefits. Usability benefits refer to impact on the topic generation and
prioritisation process e.g. more relevant topics and priorities based on patients’
needs (Brett et al., 2010a, 2014a; Caron-Flinterman et al., 2006; Collins et al., 2018;
Duffett, 2017; Esmail et al., 2015; Forsythe et al., 2018; Geissler, Ryll, et al., 2017;
Manafò et al., 2018b; Mann et al., 2018; Ray & Miller, 2017; Sofolahan-Oladeinde
et al., 2017; Staley, 2015; Staley et al., 2009; de Wit et al., 2014) and the relevance
of studies, e.g. more relevant research questions and medical interventions or
technologies (Esmail et al., 2015). Societal benefits refer to the way public and
private resources are allocated e.g. more appropriate resource allocation based
on patients’ needs (Esmail et al., 2015). Funding benefits refer to new funding and
funding opportunities, e.g. success in gaining funding due to enhanced credibility
of research proposals (Domecq et al., 2014; Esmail et al., 2015; Gordon et al., 2018;
Lindenmeyer et al., 2007; Price et al., 2017; Public Involvement Impact Assessment
Framework Study Group, 2013a; Staley et al., 2009; Wyatt et al., 2008b).

7

In the literature, quantitative methods are used to collect information about
the perceived importance of studies by patients, the perceived influence of
stakeholders in research priority-setting (Forsythe et al., 2018; Getz, 2015), or
to compare academic and lay scores assigned to research proposal evaluation
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(Andejeski et al., 2002). For example, studies suggest rating the importance or
influence of partners in developing the research topics (Forsythe et al., 2018; Getz,
2015). Qualitative methods are used to explore the relevance of research topics
and how patients’ experiential knowledge helped shape the research question
(Esmail et al., 2015). The Patient-Centered Outcome Institute (2017) uses mixed
methods (survey, focus groups, database review) to explore the perceptions
incorporated into the topic selection process and the kinds of research gaps
documented as important to patients and other stakeholders that were not
previously identified. Quantitative methods could also be used for comparison of
academic and lay scores assigned to research proposals (Andejeski et al., 2002).
Qualitative methods are suggested for exploring similarities and differences in
research priorities (Collins et al., 2018). For example, Brown et al. (2006) invited
patients with diabetes to focus groups to identify research priorities. Results were
analysed using the constant comparative method and compared with current
expert-led research priorities in diabetes. Moreover, documentary analyses (e.g.
review of minutes, grant applications, reports) may be conducted to compare
patient input and responsiveness to patients’ ideas (Caron-Flinterman et al., 2006;
Patient-Centered Outcomes Research Institute, 2017).

Benefits of patient engagement in the design of clinical trials
We identified ten unique benefits of patient engagement for the design of clinical
trials, including 13 possible indicators. We clustered the benefits into three domains:
ethical benefits, methodological benefits and study quality benefits. Several studies
described ethical benefits such as a more appropriate, inclusive and sensitive
research design (Brett et al., 2010a; Esmail et al., 2015; Public Involvement Impact
Assessment Framework Study Group, 2013a; Ray & Miller, 2017; Staley, 2015; Staley
et al., 2009; Wilson et al., 2015). Furthermore, studies described methodological
benefits such as more appropriate wording and timing of research instruments and
interventions (Blackburn et al., 2018; Boote et al., 2011; Brett et al., 2010a, 2014a; De
Las Nueces et al., 2012; Evans et al., 2014; Forsythe et al., 2016; Gordon et al., 2018;
Mann et al., 2018; McKevitt et al., 2010; Price et al., 2017; Public Involvement Impact
Assessment Framework Study Group, 2013b; Staley, 2015; Staley et al., 2009; Wyatt
et al., 2008b), and improved consent forms and accessible recruitment materials
(Blackburn et al., 2018; Boote et al., 2011; Brett et al., 2010a, 2014a; Duffett, 2017;
Gordon et al., 2018; Iliffe et al., 2013; Price et al., 2017; Public Involvement Impact
Assessment Framework Study Group, 2013b; Staley et al., 2009; Wyatt et al., 2008b).
Study quality benefits are also reported. For example, improved trial recruitment
and retention (Blackburn et al., 2018; Ennis & Wykes, 2013; Forsythe et al., 2018;
Iliffe et al., 2013; Staley et al., 2009)
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The literature suggests several indicators and methods for evaluation of patient
engagement in the design of clinical trials. For example, Guarino et al. (2006)
measured participants’ understanding of the study consent form, using the
Informed Consent Questionnaire-4 questionnaire. The reading levels of the
consent forms were assessed using Flesch-Kincaid reading level scores. Rating
the impact of patient engagement on study volunteer attitudes about aspects of
the participation process (e.g. ease of understanding the informed consent form;
convenience of study visits and procedures) is also suggested (Getz, 2015). Other
studies suggest collecting data on the number of studies that gain research ethics
committee approval (Crocker et al., 2017), the number of protocol amendments
(Getz, 2015) and the number and type of patient-reported outcomes (PatientCentered Outcomes Research Institute, 2017). Furthermore, several studies have
assessed study quality benefits, for example, recruitment rates, using different
quantitative methods (Ennis & Wykes, 2013; Guarino et al., 2006; Iliffe et al., 2013).
Iliffe et al (2013) compared recruitment levels before and after the involvement of
the public. Guarino et al. (2006) also conducted a comparison; they assessed the
effect of two different consent documents on recruitment levels using one consent
form developed by a consumer focus group compared to another developed by
the study investigators. Ennis and Wykes (2013) conducted a quantitative analysis
of successful recruitment by studies where patient engagement was undertaken.
A change in patient engagement over time was assessed by correlating study
entry order (studies were ordered by the date identified) with the level of patient
engagement. In addition, suggested indicators include recruitment and retention
rates among hard to reach populations (Patient-Centered Outcomes Research
Institute, 2017), the number of drop-outs for reasons other than adverse reactions,
the total number of changes made to clinical trial communications as a result
of patient feedback (Getz, 2015) and the number of studies completed within a
particular time frame (Geissler, Ryll, et al., 2017; Patient-Centered Outcomes
Research Institute, 2017). Validated questionnaires such as the Client Satisfaction
Questionnaire-8 measure the overall satisfaction of study participants (Guarino
et al., 2006). Qualitative methods are mostly suggested for gathering information
about participants’ experiences of taking part in a clinical trial (Collins et al., 2018).

7

Benefits of patient engagement in regulatory processes and
health technology assessment (HTA)
We identified five unique benefits of patient engagement in regulatory processes
and HTA, including four possible indicators. The benefits can be categorised into
three dimensions: instrumental benefits, study uptake benefits and developmental
benefits. Instrumental benefits are related to improving the relevance of
assessment to making better quality decisions, e.g. higher accuracy in measuring
needs and preferences of patients and better quality of assessment and relevance
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of reports to the local context (Abelson et al., 2016; European Patients Forum,
2013). Study uptake benefits refer to the usefulness of assessments for decisionmakers and their uptake of evidence, e.g. by gaining regulatory approval (Borup
et al., 2016; Levitan et al., 2018). Developmental benefits include, for example,
increasing the public’s understanding of HTA and openness of decision processes
(Abelson et al., 2016).
The literature suggests a few methods to evaluate the benefits of patient engagement in regulatory processes and HTA. Quantitative methods are suggested to
assess study uptake benefits such as the time to regulators’ response or approval
and a change in the proportion of drugs recommended for reimbursement (Berglas et al., 2016; Geissler, Ryll, et al., 2017). Furthermore, quantitative methods
could be used to assess the perceived impact. For example, the European Medicines Agency has used a survey to assess the perceived added value of patient
input in scientific advice processes and feedback (European Medicines Agency,
2017). Qualitative methods can also be used to explore measures of change or uptake of patients’ input. For example, Abelson et al. (2013) assessed how patients’
input informed the HTA process through document analysis, interviews and observations. Dipankui et al. (2015) used semi-structured interviews and document
analysis (e.g. HTA reports, minutes) to evaluate how patient engagement changed
the HTA report and its recommendations.

Costs and challenges of patient engagement in
research and development
Few studies have published costs and challenges. Of those which have, most studies reported increased time and costs for researchers and research institutions
due to the practical aspects of planning and managing patient engagement. For
example, there are increased time and financial costs from building relationships
with the relevant community, setting up user groups, organising and providing
training and education for users and researchers, and the additional time needed for users to read and comment on documentation (Brett et al., 2014a). Only
two studies suggest that patient engagement could potentially result in a more
homogenous sample or biases in recruitment (Blackburn et al., 2018; Public Involvement Impact Assessment Framework Study Group, 2013b). For example,
Blackburn et al. (2018) reported that a more homogenous study sample may have
been recruited, since the young contributors encouraged their friends to participate in a study on reproductive health in young people. Furthermore, Brett et al.
(2014b) found that studies indicated that patient engagement led to scientific and
ethical conflict in protocol design. Also, patient engagement may lead to tokenistic
engagement and can lead to power struggles between researchers and patient
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partners. Furthermore, stakeholders have raised concerns that engaged patients
may want to see their clinical trials succeed, and as a result, these patients may
bias the study findings (Getz, 2015). It was also reported that a number of clinical
research professionals fear that patient centricity is pushing them to discard traditional practices, including the use of blinded, randomised controlled clinical trials
(Getz, 2015).
Methods to assess costs include qualitative methods to gather insights into the
perceived effort of engagement as well as quantitative methods to gather insights
into financial costs. For example, the costs and consequences framework developed
by Blackburn et al. (2018) includes questions about costs for researchers such as
total costs associated with recruiting patients involved, the total costs associated
with training patients, the total costs associated with supporting patients, financial
payment/rewards, total costs of expenses reimbursed to all patients for their
involvement and other costs (including parking permits, room booking, audiovisual, equipment). A separate questionnaire developed for patients includes
questions about the hours spent on engagement, the costs they incurred (e.g.
travel, child care, food and drinks, accommodation) and any costs related to
arrangement and planning (for instance changed shifts at work or arranged care
for a relative). Log sheets are also used to gather insights into time and costs
(Evans et al., 2014). Open questions are used to gather insights into (non-financial)
negative impacts (Blackburn et al., 2018).

Benefits, costs and challenges for stakeholders

7

Studies that assessed patient engagement for individuals and organisations
mostly highlighted benefits, costs and challenges for patients engaged, with
comparatively less published on the benefits and costs for other groups. Based on
our review, suggested dimensions to measure the benefits, costs and challenges
for the individuals and organisations involved relate to personal development, skills
and knowledge, emotions and meaningful relationships, financial, performance
and strategic value, transparency and awareness, trust and mutual respect. A
summary of reported benefits and costs for stakeholders can be found in Table
7.6. Please refer to Annexes 1-2 for more detailed information on benefits, costs
and challenges for patients and other stakeholders.
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Table 7.6 Summary of benefits, costs and challenges by stakeholder group
Individuals and
organisations

Benefits

Costs and challenges

Patient partners

• Empowerment (Brett et al., 2010a,
2014b; Esmail et al., 2015; Manafo et
al., 2018a; Morrow et al., 2010; Oliver
et al., 2008; Price et al., 2017; Staley et
al., 2009; Wilson et al., 2015)

• Confusion due to lack of clarity
about roles and procedures (Brett
et al., 2014b; Public Involvement
Impact Assessment Framework
Study Group, 2013b)

• Enhanced well-being (Esmail et al., 2015;
Minogue et al., 2005; Staley et al., 2009)

• Disappointment and frustration due
to mismatched expectations (Brett
et al., 2014b; Evans et al., 2014)

• Learning about research and gaining
research and transferable skills
(Blackburn et al., 2018; Brett et al.,
2010a, 2014; Staley et al., 2009)
• Learning about own condition and
treatment options (Brett et al., 2014b;
Caron-Flinterman et al., 2006)
•

•

•

•

Society

• Overburdened (Barber et al., 2012;
Brett et al., 2010a, 2014b; Staley et
al., 2009)
Enjoyment and satisfaction (Brett et al.,
2010a; Mann et al., 2018; Minogue et
• Investment of time and possibly
al., 2005; Staley et al., 2009)
own resources (Blackburn et al.,
2018; Brett et al., 2014b; Duffett,
Supportive, meaningful relationships
2017; Public Involvement Impact
(Brett et al., 2014b; Price et al., 2017;
Assessment Framework Study
Staley et al., 2009)
Group, 2013b; TwoCanAssociates,
Possible remuneration (Caron2009)
Flinterman et al., 2006; Wilson et al.,
•
Possible reduction of welfare
2015)
payments (Blackburn et al., 2018)
Future prospects (Brett et al., 2014b;
Esmail et al., 2015; Minogue et al.,
2005; Staley et al., 2009)

• Hope and trust in research/ers (Brett
et al., 2014b; Public Involvement
Impact Assessment Framework Study
Group, 2013b; Staley et al., 2009)
• Funding and prioritisation of research
relevant to the community (Geissler,
Ryll, et al., 2017)
• Potentially more, relevant drugs
recommended for reimbursement
(Berglas et al., 2016)
• Increased awareness of and advocacy
for condition and associated research
(Brett et al., 2014b; Public Involvement
Impact Assessment Framework Study
Group, 2013b)

Research
participants

• Accessible information on all aspects
of disease and treatment (Blackburn et
al., 2018; Brett et al., 2010a)
• More positive experience of research
participation (Brett et al., 2010a;
Levitan et al., 2018; Pushparajah, 2018)
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• Stress due to lack of knowledge
and confidence and a burden of
responsibility (Blackburn et al.,
2018; Brett et al., 2014b)

• Uncover or create conflict and
power struggles in the community
(Brett et al., 2014b)
• More time and resources (Brett et
al., 2014b; Oliver et al., 2008; Public
Involvement Impact Assessment
Framework Study Group, 2013b)
• Difficulty representing vulnerable/
hard-to-reach groups (Brett et al.,
2014b; Public Involvement Impact
Assessment Framework Study
Group, 2013b)
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Table 7.6 Continued
Individuals and
organisations

Benefits

Costs and challenges

Researchers

• Learning about patients’ view of
• Methodological concerns and costs
condition and patient engagement’s
(Brett et al., 2014a; Domecq et al.,
effects on research (Barber et al., 2012;
2014; Getz, 2015)
Blackburn et al., 2018; Esmail et al.,
• Stress due to new ways of working
2015; Staley, 2017; Staley et al., 2009;
with patients and advocacy groups
Vale, Tierney, et al., 2012; Wilson et
and associated power struggles
al., 2015)
(Brett et al., 2010a, 2014a, 2014b;
• Enhanced knowledge and skills (Brett
Domecq et al., 2014; Duffett,
et al., 2010a, 2014b; Staley, 2017;
2017; Public Involvement Impact
Wilson et al., 2015)
Assessment Framework Study
Group, 2013b)
• Fresh perspective on what research
can achieve (Brett et al., 2014a; Manafo • More resource-intensive research
et al., 2018a; Mann et al., 2018; Oliver
process (Brett et al., 2010a, 2014b;
et al., 2008)
Cossar & Neil, 2015; Manafo
et al., 2018a; Minogue et al.,
• Enjoyment and satisfaction (Staley et
2005; Morrow et al., 2010; Public
al., 2009)
Involvement Impact Assessment
• Career benefits (Public Involvement
Framework Study Group, 2013b;
Impact Assessment Framework Study
Vale, Thompson, et al., 2012)
Group, 2013b; Staley et al., 2009)

Research institutes

• Increased research impact (Blackburn
et al., 2018)
• Enhanced reputation (Blackburn et al.,
2018)

Research funders

• More relevant funding decisions
(Blackburn et al., 2018)
• Increased transparency and
accountability (Brett et al., 2010a;
Public Involvement Impact Assessment
Framework Study Group, 2013b)

Industry

• More cost-effective R&D (Ashkenazy
& Schneider, 2016; Drug Information
Association, 2017; Levitan et al., 2018;
Oliver et al., 2008; Patrick-Lake, 2017)

• Diversion of research funds to
patient engagement (opportunity
cost in terms of funded researcher
time, etc.) (Blackburn et al., 2018)
• IT and other support infrastructures
(Blackburn et al., 2018)
• Possible challenge to balance
scientific integrity and relevant
research (Brett et al., 2010a)

7

• More resource intensive R&D (Brett
et al., 2014a)

• More regulatory success (Levitan et
al., 2018)
• Enhanced reputation (Levitan et al.,
2018; Price et al., 2017)
• Better patient concordance with
treatment (Ashkenazy & Schneider,
2016; FasterCures, 2016)
• Enhanced knowledge (FasterCures,
2016)
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Table 7.6 Continued
Individuals and
organisations

Benefits

Costs and challenges

Regulators and
health technology
assessment bodies

• Better understanding of real-life
• Increased uncertainty in policycontext of products (European Patients
making due to varied views (Public
Forum, 2013)
Involvement Impact Assessment
Framework Study Group, 2013b)
• More efficient, relevant regulatory
decisions (European Medicines Agency,
2018)

• Increased transparency and
accountability (Berglas et al., 2016;
Borup et al., 2016)
• Mutual respect between regulators
and consumers (Borup et al., 2016)
Others (decisionmakers and
healthcare
providers)

• More useful evidence for clinical and
health policy decision-making (Esmail
et al., 2015)

• Uncertainty about how to take the
study recommendations forward
due to complexities of conflicting
clinical and health system goals
between clinicians, researchers,
and users (Brett et al., 2010a)

Multiple tools have been developed to assess the benefits and costs for stakeholders.
The Evaluation Toolkit is a resource designed for practitioners of the health sector,
produced after the completion of a rigorous systematic review of patient and
public engagement evaluation tools (Boivin et al., n.d.). Boivin et al. (2018) reviewed
the tools and concluded that most tools were designed to collect information from
patients and the public; very few instruments measure the perspectives of other
stakeholder groups. The authors of the review reported that the outcomes of patient
engagement were least often evaluated (55.6% of the tools), in contrast with the
engagement process and context. The most common focus of tools that measure
outcomes was on perceived, self-reported impacts. Methods are qualitative (e.g.
interviews, focus groups) and quantitative for perceived self-reported benefits (e.g.
surveys using Likert scales). Self-administered questionnaires and surveys were
the most common types of tools identified.

7.4 Discussion
To address the need for means of determining the ‘return on engagement’, this
study aimed to review the literature on monitoring and evaluation of patient
engagement. This review identified a range of benefits, costs and challenges
that patient engagement can have on R&D, and describes several indicators
associated with their monitoring and evaluation. In addition, we summarised
the overall reported benefits, costs and challenges for stakeholders involved in
patient engagement initiatives. In this section, we reflect on the indicators and
methods found in this review and consider the review’s methodological strengths
and limitations.
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Reflection on our findings
A total of 18 benefits and five costs of patient engagement at the three decision-making points were identified in this review. These were grouped into 11 domains and
mapped with 28 possible indicators for their evaluation. Little is known about the
validity and performance of these indicators as most were suggested rather than
applied, or used in single studies. Those studies mostly considered a single indicator
(e.g. recruitment rate) for trying to answer a single question (e.g. does patient engagement in research lead to better recruitment?). Measuring this may be feasible
but may not be useful in predicting impact for other studies, as the factors influencing impact may differ. This has been noted by other authors (Staley & Barron,
2019). We argue that currently available indicators are of some use in measuring
benefits, but are not sufficient to understand the pathway to impact, or whether the
interaction between researchers and patients involved could lead to a change in the
external environment (e.g. research culture, structure and practice). We argue that
the impacts of patient engagement can best be determined not by applying a single indicator, but a coherent set of measures. Given the importance of context and
the complexity of evaluating patient engagement that this review illustrates, we are
developing a monitoring and evaluation framework that considers various indicators for patient engagement practices in medicines research and development. This
framework is informed by other frameworks and being tested in practice.
This review also looked at evaluation methods. We identified several quantitative
methods to measure the benefits of patient engagement; these mostly assess
the benefits on study quality, study uptake and self-reported benefits. Qualitative
methods are mostly suggested for gathering information about experiences,
attitudes and perceptions. We agree with others that there is a need for new
evaluation methods and tools that focus on observable impact on the research
process and benefits for those involved (Boivin et al., 2018; Brett et al., 2014a;
Duffett, 2017; Pushparajah, 2018). Some argue for broadly applicable, quantitative
methods whilst others contend that more subjective, qualitative methods
are necessary to capture the nuances of outcomes and impacts of patient
engagement (Abelson et al., 2013; Getz, 2015; Staley, 2015; Staniszewska et
al., 2011). Universally applicable evaluation criteria that capture all aspects of
engagement are supported for reasons of consistency, reliability and comparison
across different projects (Rowe & Frewer, 2004). To build an evidence base,
conceptual and practical guidance and some level of consensus on measurable
impacts are needed. This has also been suggested by other authors (Esmail et al.,
2015; Staniszewska et al., 2011). However, whilst a standardised approach may be
appealing to health research and development communities, it is problematic in
the complex and contextually dependent arenas of patient engagement (Staley
et al., 2014). It might inhibit capacity-building in projects and makes changes
difficult; arguably this undermines the original rationale for patient engagement.
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The tension between obtaining comparable data on patient engagement by
using metrics (standardised or agreed techniques for gathering information)
and tailored participatory evaluative approaches should not be overlooked. By
implication, it should be recognized that measures can be valued and applied
differently in different contexts, therefore we recommend discussing relevant and
feasible indicators and methods per setting.

Strengths and limitations of this review
To our knowledge, this is the first literature review that attempts to capture the
existing publications about the evaluation of patient engagement practice as it
relates to medicines development. It both maps outcomes and impacts of patient
engagement with suggested measures for each decision-making point in R&D.
Very few publications refer to costs or negative impact of engagement, compared
with positive findings. This may be because people tend not to report negative
outcomes and impacts despite their being just as important. There were very few
studies that considered patient engagement in the HTA process and only three
publications were authored by (and for) the pharmaceutical industry. Furthermore,
of the papers included in our review, very few reported that they had involved
patients, therefore the conclusions derived from the studies may be based on
the perspectives of researchers. For this review, a meeting was held to discuss
preliminary findings with a broad range of stakeholders in our project and the
co-authors of this paper work for patient representative groups and industry. We
therefore feel that our findings may be considered relevant to a broader audience
than a predominantly academic one.
Our focus on the measurement of impact of patient engagement in the development of medicines has resulted in several limitations to our review. Because this
is a scoping rather than a systematic review, we may have missed relevant articles.
Our search focused on titles and abstracts of publications and three decision-making points, which means that some articles (e.g. related to other time points) have
been excluded. We specifically searched for outcomes and impact of patient engagement in the R&D of medicines, therefore our work does not include context
or process indicators, or the indicators per stakeholder group. Furthermore, we
cannot draw hard conclusions about the relationship between input, outcomes
and impact with respect to the benefits and costs for the people and organizations
involved in patient engagement. Finally, we had to exclude articles not published
in English. While we are aware that most publications on this topic are written in
English originating from the United Kingdom, Canada and the United States, we
acknowledge that we may have missed relevant publications in other languages.
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7.5 Conclusions
For patient engagement in the development of medicines to become standard
practice at the key decision-making points of priority setting, clinical trial design
and regulatory and HTA processes, benefits need to be demonstrable to all
stakeholders. This literature review has mapped benefits, costs and challenges
with indicators in current literature. Discrete tools and methods for evaluation are
less apparent, as is evidence of their application. The approaches to evaluation
we found are largely qualitative and our review suggests that there are few
quantitative tools and no standardised approaches to assessing the outcomes and
impact. The reported costs, challenges and benefits are largely congruent, with
agreement that there is a need for consensus-based monitoring and evaluation
frameworks that include metrics. We suggest that the development of a coherent
set of measures warrants further investigation and that the benefits, costs and
challenges of patient engagement for all stakeholders should be given more
consideration (rather than the current focus on benefits for research).
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Summary6
Patient engagement is becoming more customary in medicine development.
However, embedding it in organisational decision-making remains challenging,
partly due to a lack of agreement on its value and the means to evaluate it. The
objective of this project was to develop a monitoring and evaluation framework,
with metrics, to demonstrate impact and enhance learning. A consortium of
five patient groups, 15 biopharmaceutical companies and two academic groups
iteratively created a framework. The framework includes six components, with
87 metrics and 15 context factors distributed among (sub)components: (a) Input:
expectations, preparations, resources, representativeness of stakeholders; (b)
Activities/process: structure, management, interactions, satisfaction; (c) Learnings
and changes; (d) Impacts: research relevance, study ethics and inclusiveness, study
quality and efficiency, quality of evidence and uptake of products, empowerment,
reputation and trust, embedding of patient engagement; (e) Context: policy,
institutional, community, decision-making contextual factors. The case studies
(N=24) show a wide variation in use of metrics. We concluded that there is no
‘one size fits all’ set of metrics appropriate for every initiative or organisation. We
created four sample sets of metrics that can be tailored to situations. The created
framework allows individuals and organisations to select what metrics they value
and assess to what extent patient engagement has contributed.

6

Vat, L.E., Finlay, T., Robinson, P., et al. Evaluation of patient engagement in medicine development:

A multi-stakeholder framework with metrics. Health Expect. 2021; 24: 491– 506. https://doi-org.vu-nl.idm.
oclc.org/10.1111/hex.13191
The original abstract, language style, and lay-out of the publication have been slightly adapted for this
thesis. Appendixes accompanied this chapter can be found online in the supportive information section.
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8.1 Introduction
In the past decade patients, industry, regulators, researchers and health professionals have identified opportunities to improve the medicine development process. Firstly, studies have shown that there is sometimes a mismatch between the
research priorities of patients and the research that is conducted by academia and
the pharmaceutical industry (Crowe et al., 2015; Davis et al., 2017; Minogue et al.,
2018). As a result, some new medicines and therapeutic interventions that enter
the market are perceived to have little or no added value for patients (Davis et al.,
2017). Secondly, the design of studies is not always optimised for the experience
of study participants (Brintnall-Karabelas et al., 2011; Chalmers & Glasziou, 2009).
This can result in unnecessary burden for patients, avoidable protocol amendments and a delay in access to new medicines and technologies (Brintnall-Karabelas et al., 2011; Getz, 2015). Thirdly, the transparency of studies can be improved
by making positive as well as negative findings accessible to those who need to
make decisions about their health (Chalmers & Glasziou, 2009). Finally, clinical trials focussing solely on the evidence required for regulatory approval often lack
patient-relevant outcome measures. Medicines and technologies may therefore
enter the market without a full understanding of the benefits for patients (Saesen
et al., 2020).
Evidence suggests that engaging patients in medicine development results in studies
that align better with patients’ needs and benefit from enhanced performance in
terms of efficiency and quality (Crocker et al., 2018; Esmail et al., 2015; Price et
al., 2017; The Economist Intelligence Unit, 2018). Pharmaceutical companies and
researchers across the world continue to expand their efforts to engage patients
in research and development (R&D). Patient engagement is slowly becoming more
common. However, embedding and systematising it in organisational decisionmaking remains challenging, partly due to a lack of agreement on its value and
the means to evaluate it (Fergusson et al., 2018; PatientView, 2018). There is a
tension between its intrinsic value, reflecting a democratic approach of fairness,
transparency and accountability (‘nothing about us without us’ (Charlton, n.d.))
and an instrumental approach referring to patient engagement as a means to
improving the quality of research (Barber et al., 2012). Indeed, some argue that
patient engagement cannot be seen as an intervention to be evaluated, but that
it is a prerequisite for a people-centred healthcare system (Riggare et al., n.d.).
Patient engagement may best be described as a process of knowledge exchange
needed to better integrate patient perspectives, needs and priorities (Anderson
& McCleary, 2016) rather than a typical intervention, which requires a different
evaluation approach.

8
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A recent literature review shows that some metrics and methods are available,
but that these are not sufficient to understand (1) the mechanisms to impact, nor
(2) whether the interaction between researchers and patients leads to a culture
change (Vat, Finlay, et al., 2020). Previous studies have identified several challenges
to assessing the impact of patient engagement, such as the lack of well-defined
endpoints, the delayed nature of impact, the absence of reliable measurement
tools and accepted criteria for judging the success of engagement (Abelson &
Gauvin, 2008; Vat, Finlay, et al., 2020). The value of patient engagement can vary
by stakeholder’s perspectives and therefore the measures of interest will differ
accordingly (Staniszewska et al., 2011).
Numerous frameworks provide guidance for undertaking patient engagement. Far
fewer support evaluation of engagement; those that do outline concepts rather
than provide detailed operational guidance (Greenhalgh et al., 2019; Stergiopoulos
et al., 2019). Research suggests that co-designed evaluation frameworks are
most likely to be locally relevant and used in practice but these tend to be
context-specific and may be difficult to apply to different initiatives (Greenhalgh
et al., 2019). The PARADIGM consortium, a public-private multi-stakeholder
partnership co-led by the European Patients’ Forum and The European Federation
of Pharmaceutical Industries and Associations (EFPIA), aimed to develop a
framework to support collaborative evaluation of patient engagement in the field
of medicine development. Our preparatory literature review indicated that an
evaluation framework required to show the return on patient engagement from all
stakeholders’ perspectives, had not previously been developed. In common with
Boivin et al. (2018), we required such a tool to be evidence-based, to encompass
all stakeholders’ perspectives and to be comprehensive and user-friendly.
Accordingly, this research project aimed to co-design a framework for monitoring
and evaluating patient engagement initiatives, to support meaningful engagement
in medicine development. Our research combined the perspectives of patient
organisations, industry, academics, regulators and Health Technology Assessment
(HTA) bodies. We focused on three decision points at which the patient perspective
is likely to be valuable: research priority setting, design of clinical trials and early
dialogues with regulators and HTA bodies. This chapter presents the conclusions
of this work: a co-designed evaluation framework that can be used to assess
the quality and impact of patient engagement in medicine development for all
stakeholder groups.
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8.2. Theoretical background
Effective change in health research and its evaluation can be difficult to achieve,
particularly when numerous stakeholder groups are involved. Each group will
participate in the endeavour with their own social and professional motivations,
their previous experiences and individuals’ associated instincts in approaching
this type of initiative. Few successful change initiatives are achieved solely by
instinct, not least because personal intuition and recall tend to be cognitively
biased (Kahneman, 2012). The application of theory enables illumination and
understanding of procedures and how they can be successfully changed, as
demonstrated by evaluation that illustrates their impact. Theory can ensure
the rigour needed to effect and evaluate change in a way that the learning and
experience it provides is transferable and can be embedded in future initiatives
(Davidoff et al., 2015). Therefore, because we sought to develop a scientifically
robust evaluation framework for the change to sustainable patient engagement,
we chose to adopt a combination of theoretical approaches to inform this project.
We considered various evaluation approaches on which to base our framework
including those shown in Table 8.1, and briefly discuss the applicability of these
approaches for evaluating patient engagement. Some studies of patient engagement
use impact evaluation; for most of these it remains unclear how impact was (or was
not) reached. Impact evaluation cannot easily be used to evaluate patient engagement
initiatives (Staley, 2015) due to the varied approaches to patient engagement and the
varied contexts in which it takes place. Furthermore, the impact of patient engagement
is influenced by multiple factors. We argue that the impact of patient engagement
can best be determined by applying a set of linked measures (Vat, Finlay, et al., 2020).
Theory-based evaluation approaches (e.g. programme evaluation, realist evaluation)
(Blamey & Mackenzie, 2007) have been recommended for evaluating patient
engagement (Gooding et al., 2018; MacQueen et al., 2015), as these approaches
also focus on the conditions necessary for effectiveness (Blamey & Mackenzie, 2007;
Davidoff et al., 2015). Therefore, we drew on theory-based evaluation approaches
for the development of the monitoring and evaluation (M&E) framework. Although
the primary objective of the project was to develop a framework to demonstrate
the ‘return on the engagement’ for all players, we decided to also include metrics
that assess whether or not the conditions for reaching the intended impacts are in
place to stimulate reflection and continuous improvement of engagement practices.
For example, we adopted the importance of context in evaluating outcomes from
a realist evaluation approach. Furthermore, we used a logic model approach, often
used in programme evaluations, to identify metrics that relate to each other (set
of metrics). A logic model explains how activities are understood to contribute to
a chain of results that produce impacts. In addition, we involved all stakeholders in
the framework development process to ensure the identification of a wide variety of
impact metrics (e.g. impacts for research, people and organisations).

8
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Table 8.1 Evaluation approaches adapted from Pawson and Tilley (1997); Blamey and Mackenzie (2007);
Westhorp (2014); Wong et al. (2013); Rogers (2008) BetterEvaluation (n.d.)
Evaluation
approach

Evaluation question

Examples of
study designs

Applicability

Impact
evaluation

What is the effect of the
intervention? Does ‘it’ work?

Experimental
design
Quasiexperimental
design
Comparative
case study design

This approach is suitable for
evaluating singular interventions
where there is a direct causal
influence of the intervention, in a
setting that can be controlled (to
reduce confounding) and in which
one group can be compared to
another.

Programme
evaluation

Is the programme or
initiative designed in a way
it can achieve its intended
outcomes?

Descriptive study
design

This approach is suitable for
evaluating complex interventions,
in a setting where a series of
outcomes lead to the final impacts.

Realist
evaluation

‘What works in which
circumstances and for
whom?’

Single or multiple This approach is appropriate for
case study design evaluating initiatives or programmes
that seem to work but where ‘why’,
‘when’, ‘how’ and/or ‘for whom’ is
not yet understood, in a setting
where the context influences how
an intervention is implemented and
how actors respond to it (or not).

8.3 Methods
This project was conducted within the context of the IMI-PARADIGM (Innovative
Medicines Initiative-Patients Active in Research and Dialogues for an Improved
Generation of Medicines) project. We created a multi-stakeholder working group
consisting of representatives of five European patient groups, 15 biopharmaceutical
companies and two academic institutions. This working group was tasked with:
•
•
•
•

Reviewing the literature on M&E of patient engagement
Development and testing of a M&E framework
Identification and selection of appropriate metrics for M&E
Clarification of terminology and language to be used

The working group was involved in all phases of the project (as described
below). They provided feedback on documents and versions of the framework,
co-analysed case study data, were involved in writing publications and in other
dissemination activities. All working group members had a say in the framework
development process by participating in monthly working group calls, workshops,
polling/voting tools and by providing written feedback. The researchers facilitated
the decision-making process by providing options, draft documents, questions,
theoretical guidance and overall coordination of the research.
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Terminology
A variety of terminology is used in the literature. In Table 8.2 we provide an
overview of terms and definitions used by the authors throughout this chapter.
Table 8.2 Definitions
Concept

Description

Patient engagement

The effective and active collaboration of patients, patient advocates,
patient representatives and/or carers in the processes and decisions within
the medicines lifecycle, along with all other relevant stakeholders when
appropriate (PARADIGM consortium, n.d.). This may include activities at
specific decision points and/or ongoing collaborations throughout the R&D
cycle.

Monitoring

The formative evaluation of patient engagement practices in order to
strengthen these practices.

Evaluation

The ‘systematic acquisition and assessment of information to provide useful
feedback about …’ patient engagement practices (Trochim, n.d.). Summative
evaluation examines the effects of patient engagement practices on various
measures including outcomes, impact and cost-benefit.

Value

The benefits of patient engagement (in relation to the direct and indirect
costs) for individuals and organisations (thereby acknowledging that value
can have different meanings to different people, for example, value for
money, value for time, value for health).

Research prioritysetting

Any process aimed at constructing priorities or agendas for health research
and medicine development, that raises awareness and change the way
research funding is allocated.

Design of clinical trials

Any process aimed at the development or design of clinical trials for
medicine development at any stage.

Early dialogues
with regulators and
Health Technology
Assessment (HTA)
bodies

Any process in which medical technology developers communicate with
regulatory bodies and/or HTA bodies prior to health technology assessment.
Early dialogue can happen only with regulators (e.g. scientific advice),
jointly with regulators and HTA bodies (to discuss data requirements to
support decision-making on marketing authorization and reimbursement
simultaneously) or only with HTA bodies (e.g. EUnetHTA multi-HTA dialogues)

Components

By components, we mean dimensions or criteria used for monitoring and
evaluation, which need to be translated into measures called ‘indicators’ or
‘metrics’, which may be quantitative and/or qualitative. By subcomponents,
we mean categories with metrics related to a specific component.

Set of metrics

An agreed group of metrics that relate to each other and align to a certain
context, with methods/tools to collect the information.

‘Forward’ and
‘backward’ metrics

By ‘forward’ and ‘backward’, we mean metrics that link to the given metric
and would be measured before or after the given metric is measured.

Linked metrics

By ‘linked’ or ‘related’, we mean additional metrics that complement the
given metric. Metrics that are relevant to measure in combination with other
metrics (e.g. to improve understanding of how impact can be reached).

Short and long-term
results

With short-term results, we mean outcomes that can be measured directly
after engagement activities. With long-term results, we mean impacts that
become evident in the years after engagement activities. This could be during
or after an active collaboration or research study.

Reflexivity

The capacity to reflect upon (social) practices, assumptions, beliefs and
values and to challenge and change those that are undesirable through
enquiry, dialogue and learning.
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Study design and approach
We used participatory action research (see Figure 8.1) to develop and refine the
M&E framework, as described by Van Mierlo et al. (2010). The researchers’ role
was to partner with companies and patient organisations to facilitate discussions
and support early attempts to monitor and evaluate their patient engagement
initiatives. The process included three distinct phases: (1) design phase, (2) testing
phase, (3) consensus and alignment phase. Each of these involved a different
methodological approach described below.

Phase 1: Framework design
The design phase aimed to develop early versions of the M&E framework by
identifying (1) impacts reported from historic patient engagement initiatives;
(2) conditions needed to achieve this impact: (3) suggested metrics for M&E of
patient engagement. As part of this, a literature review was conducted. In addition,
we identified and analysed existing M&E frameworks in the field of patient
engagement. The methods and results of the literature review can be found in
chapter 7 (Vat, Finlay, et al., 2020). While this project focused on three specific
decision-making points in medicine development, the literature review study used
broader search limits to capture related publications in other areas of health
research that were applicable.
Three key informant interviews were conducted (LV) to gather experiences of M&E
of patient engagement and possible metrics. In addition, researchers conducted
six test case studies with PARADIGM partners to gather insights into the conditions
needed to achieve impact and contextual factors that may influence the impact of
patient engagement. Interviews were conducted with patient engagement leads of
pharmaceutical companies and patient organisations and combined with an analysis
of engagement-related documents (including agendas, minutes, outcome reports).

8

Informed by the work above, an early version of the framework was developed by
researchers (LV, JB, TF). This was reviewed by a small group of PARADIGM partners;
feedback from the multi-stakeholder working group was then sought and resulted
in version three, which entered the test phase.

Phase 2: Framework applicability test
The test phase aimed to apply the draft framework to real-world patient
engagement initiatives in the process of medicine development. We used the
M&E framework to validate the identified (sub)components and to select and test
suggested metrics in practice. Our approach to this was to use a case study design
(Yin, 2018) in which researchers each worked with separate cases on Phase 2 of
the study (see Figure 8.1).
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Participants case studies
Partners of the IMI-PARADIGM consortium agreed to contribute and participate
with case studies of patient engagement initiatives in medicine development. In
total, 24 patient engagement initiatives were included as cases (see Table 3).
Table 8.3 Types of cases contributed to the framework applicability test phase.
Nr of cases (n=24)
Initiated by

-Patient organisation: 6
-Industry: 14
-Regulatory bodies: 4

Decision points

-Research priority-setting: 2
-Design of clinical trials: 13
-Early dialogue: 1
-Other (eg HTA, data analysis, dissemination): 4
-Multiple decision points: 4

Timeline

-Underway/on-going: 10
-Completed < 1 year ago: 7
-Completed > 1 year ago: 1
-Generic (not a specific timeline, organisational level): 6

Data collection
Applicability test data were collected between June 2019 and May 2020. Case
study contributors were asked to describe their patient engagement initiative per
component of the M&E framework (see Figure 8.2). Furthermore, they were asked
to select appropriate metrics per component of the framework for M&E of their
initiative(s). They could select metrics identified in the design phase, metrics they
were already measuring or suggest new metrics. Their input was analysed by their
assigned member of the research team (LV, TF, NG, CG, SF, LD or TS). Reflection
meetings were held between the researchers and the case contributors to discuss
the framework, metrics and their applicability. A tailored ‘set of metrics’ for each
case was developed using an iterative approach. Cases were coded to ensure
anonymity and data were stored by the research team on the VU University’s
encrypted platform.
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Figure 8.2 Patient Engagement Monitoring and Evaluation framework

8

Data analysis
A descriptive, qualitative approach was used to analyse the data per component of
the framework in a cross-case analysis (Yin, 2018). A case report was sent to each
case for discussion and validation. The research team co-analysed the metrics
from all cases; discrepancies were discussed and similar metrics were merged.
Next, the working group members involved in writing this article co-analysed
anonymised case data. Lessons learned from the cases for framework and metrics
development were discussed. Furthermore, the applicability of the framework
was reviewed and any changes that derived from the case studies were discussed
during the consensus and alignment phase.
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Phase 3: Framework consensus and alignment
The consensus and alignment phase aimed to develop agreed ‘sets of metrics’. An
online consensus-building workshop was held with all stakeholder groups. All working group members were invited (n=32 participated). It was agreed that ‘sets of metrics’ would be created for each per patient engagement objective as identified in the
case studies. Participants prepared in advance by reading a document with possible
criteria for metrics selection (see Appendix 1). In small break-out groups, participants
worked on the creation of a set of metrics by prioritising and selecting metrics per
framework component from the full lists of metrics that were identified in the previous phases. This process was facilitated by the researchers (LV, TF, CG, SF, LD, TS,
LH, NF). Possible measurement methods were identified from the literature review
and the case studies’ methods and were mapped to the sets of metrics. Monthly calls
were held with the working group members to reach a consensus on the final framework, including (sub)components, (sets of) metrics and measurement methods.

8.4 Results
The framework (Figure 8.2) includes (sub)components and metrics to assess the
quality and impacts of patient engagement. Below we describe each component of
the framework, discussing the metrics and underlying logic using examples from
case studies. An overview of all the metrics categorized to each (sub)component of
the framework can be found in Appendix 2, including a description of each metric,
related metrics and possible measurement methods. All metrics are formulated neutrally as results can be positive (benefits) or negative (direct and indirect costs and
challenges). Examples of quotes illustrating the metrics can be found in Appendix 7.

Objectives of patient engagement
Every initiative is unique and has its objectives describing the aims the initiative
intends to achieve. Impacts are related to objectives in terms of the intended
long-term results achieved. However, impacts could also include unintended
consequences which are important to elicit. Seven overarching objectives of
patient engagement were derived from the case studies:
•
•
•
•
•
•
•
174

Improved experience of patient participation in clinical trials/medicines research
Improved quality of evidence generation
Knowledge exchange/knowledge gain
Access to clinical trials and medicines
Improved transparency, trust and relationships
Improved efficiency of the medicine development process
Alignment of product development with (unmet) patient needs
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Input
Input indicates whether or not the conditions for meaningful and sustainable
patient engagement are in place. The 13 input metrics (see Appendix 2)
developed were grouped into four subcomponents for monitoring. Below we
describe some examples of what case study participants measured, starting
with the subcomponent Expectations, followed by Preparations, Resources and
Representativeness of stakeholders.

Expectations
This subcomponent includes metrics that assess the needs, beliefs and priorities
of those involved in patient engagement. Preparations and expectations were
mentioned as predictive variables for successful patient engagement by case
study participants. For example, four cases captured the needs and priorities
of stakeholders. Knowing needs/priorities help define relevant issues to be
addressed and reduces the risk of tokenism and ‘confirmation bias’. Taking the
needs and priorities of all stakeholders into account enhances satisfaction and
recommendations made, indirectly influencing learnings, changes and impacts.

Preparations
This subcomponent includes metrics that assess the accessibility and preparedness
for patient engagement. It is believed that those who are well prepared can
participate more effectively, resulting in better outcomes. Therefore, some cases
(n = 4) decided to monitor the accessibility of preparatory materials and/or feeling
of preparedness of those involved.

Resources
This subcomponent includes metrics that assess the material, human and financial
resources used to carry out a patient engagement initiative. Dedicated time and
funding are needed to ensure meaningful and sustainable patient engagement.
Numerous cases (n = 17) selected the metric ‘money spent’ (e.g. reimbursement,
compensation) and ‘time spent’ (n = 10) commonly measured in hours or full-time
equivalent breakdown.

8

Representativeness of stakeholders
This subcomponent includes metrics that assess the expertise and diversity of
individuals involved. Carefully selecting patient partners is seen as a critical step
to obtaining meaningful patient insights. The diversity of patient representatives
is seen as a predictor for the diversity of learnings and recommendations made.
Many cases (n = 15) selected this metric. This includes demographic diversity as
well as the disease state, treatment experience, experience of patient engagement
or involvement in clinical studies. Fewer cases (n = 6) decided to track the diversity
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of staff/departments representatives. This can give an indication of expertise/
responsibilities of those involved which may link to the number of patient
recommendations implemented and the embedding of patient engagement.

Activities/Process
The process gives an indication of how the implementation of patient engagement
is progressing and can elucidate areas for improvement. The 16 process metrics
developed (see Appendix 2) were grouped into four subcomponents for
monitoring. Below we describe some examples of what case study participants
measured, starting with the subcomponent Structure, followed by Management,
Interactions and Satisfaction.

Structure
By structure, we refer to the way the patient engagement activities are organised.
This subcomponent includes metrics that describe the general characteristics
such as ‘what took place’ and ‘when’. For example, the metric ‘number, type and
frequency of engagement activities’ was selected by many cases (n = 13). This could
be tracked at the organisational or trial level and can indicate how embedded
patient engagement is. Some cases (n = 4) selected the metric ‘timing of patient
engagement activities with stages of the R&D cycle’. This could be tracked per
research stage (e.g. priority-setting, pre-clinical development, phase I, phase II etc)
and/or at specific time-points in designing clinical studies, such as ‘target product
profile’, ‘clinical development plan’, ‘protocol concept’, ‘protocol optimisation’.
Monitoring this helps to understand when best to engage patients and why certain
impacts may not be achieved, for example, due to a lack of or limited engagement
at certain decision points.

Management
By management, we refer to how engagement activities are facilitated, for example,
metrics that assess ‘satisfaction with the moderation’ or ‘satisfaction with support
from activity organisers’. These metrics help organizers improve the facilitation of
patient engagement activities, and thereby indirectly the impacts.

Interactions
With interactions, we are referring to the quality of interactions during the process,
for example, metrics that assess ‘feelings of trust’, ‘honesty’, ‘transparency’,
‘respect’, ‘give and/or take relationship’ and ‘opportunity to contribute’, factors
that indirectly influence learnings, changes and impacts.
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Satisfaction
By satisfaction, we refer to the overall experience of those involved with the
engagement process. Measuring satisfaction with patient engagement activities
is seen as important by most cases (n = 17) as this is considered a predictor for
willingness to continue collaboration and the overall value of patient engagement.

Learnings and changes
Learnings and changes are the short-term, direct results of patient engagement
activities which give an indication of the progress made towards impacts. It should
be noted that ‘changes’ may imply that there was an original research idea that
changed after the engagement of patients. This may not always be the case:
changes to original ideas may not occur where they are co-created and emerge
collaboratively during engagement activities. The 13 metrics (see Appendix 2)
developed were grouped into two subcomponents for evaluation. Below, we
describe some examples of what case study participants measured, starting with
the subcomponent Learnings followed by Changes.

Learnings
Learnings refer to the insights and recommendations people take away from the
patient engagement activities. Measuring learnings is seen as important by multiple
cases (n = 14). Learnings relate to industry learning about patients' experiences of
a condition/technology, and patient advisors learning about processes involved in
medicine development. However, it can be hard to define specific metrics for learnings upfront, as at that time those involved may not know what they do not know.

Changes

8

This subcomponent includes metrics that capture changes to research (such as
altered research questions, design, processes, outcome measures) or changes to
individuals (such as changes in attitudes). The metric ‘number and type of actions
and recommendations implemented’ was selected by multiple cases (n = 15).
These differed widely, influenced by stakeholders’ priorities for engagement,
the diversity of those involved, the timing of engagement and the context. It can
also be insightful to track the reasons for (not) implementing a particular action
or recommendation, leading to a better understanding of inhibiting factors the
patient engagement initiative is facing. Changes in perceptions or attitudes could
be shown by comparing results before and after patient engagement activities
and may reveal incorrect assumptions. This is seen as important in contexts where
patient engagement is not embedded in the organisational culture, to encourage
people to acknowledge the value of patient engagement.
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Learnings and changes metrics could also be tailored to a patient engagement
initiative. For example, the objective of Case 3 was to get access to medicines for
people co-infected with two viruses; they tailored metrics to specific learnings, for
example ‘awareness of co-infected people's situation’ and specific changes, for
example ‘number of clinical trials changing inclusion and exclusion criteria’.

Impacts
If the acquired learnings are put into practice, then long-term impacts for medicine
development and stakeholders may become tangible. Impact metrics (see Appendix 2) differed widely by case, depending on the objectives of patient engagement.
Results can be positive or negative, intended and unintended. There can be overlap
between ‘learnings and changes’ and ‘impacts’, some metrics may fit in both components or maybe a short-term result for one collaboration while being a long-term
result for another collaboration. For example, changes in research priorities and
goals may arise immediately after engagement, but could also emerge in the years
after engagement activities. The 45 developed impact metrics were grouped into
seven subcomponents for evaluation. Below, we describe some examples of what
case study participants measured, starting with the impact metrics related to medicine development, followed by metrics that assess the impacts for stakeholders.

Research relevance
This subcomponent includes metrics that assess the relevance of study areas, topics
and questions to patient needs. Mostly cases that involved patients in research
priority-setting selected metrics related to the research relevance, for example, the
‘emergence of new research areas’ and ‘relevance of new studies to patients’ needs’.

Study ethics and inclusiveness
This subcomponent includes metrics that assess the diversity and accessibility of
studies. For example, some patients suggested assessing the impact on inequalities
in research, such as the ‘number of trials including under-represented groups’.

Study quality and efficiency
This subcomponent includes metrics that assess the speed of studies and influencing
factors such as study participants’ experiences of trials. A number of cases selected
metrics related to study quality and efficiency as their overall objective is to improve
the efficiency of medicines R&D. Some cases tried to make a comparison between
enrolment rates of trials that engaged patients in the planning phase against expected
rates for the specific trial or tried to compare trial sites that incorporated patient
recommendations and those that did not implement this recommendation within
the same trial. Various contextual factors influence trial efficiency (including ethics,
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regulations, trial sites); therefore, it is argued that efficiency cannot unequivocally be
linked to patient engagement. However, study participants’ experience is seen as a
predictor for the efficiency of trials by cases. The experience of study participants, in
turn, may depend on the level of influence patients had on the protocol. Some cases
also selected metrics that can be seen as predictors for recruitment rates, such as
patients’ understanding/accessibility of information materials and consent form or
patients’ willingness to participate in clinical trials.

Quality of evidence and uptake of products
This subcomponent includes metrics that assess the quality and availability of information used for decision-making by regulatory bodies and patient communities as
well as the accessibility and usability of products. For example, industry-led cases
which involved patients in early dialogues with regulators selected metrics related
to the quality of evidence such as ‘percentages of trials with patient-reported outcomes measures’ and ‘degree to which patient engagement will help to demonstrate
the value of a product to regulatory bodies’. Regulatory bodies seemed interested in
measuring ‘the quality of the feedback provided by patients’ and ‘the quality of scientific advice provided by regulators/HTA in terms of relevance to patients’ needs’.

Empowerment
This subcomponent includes metrics that capture the process of becoming more
confident and shifts in decision-making authority or power. Patients often valued
metrics related to empowerment such as ‘feeling of being heard’, ‘feeling of
contributing to research and the patient community’ and ‘quality of life as a result
of engagement’. Metrics also differed between patient groups. For example, young
people were interested in measuring personal and professional skills gained from
engagement, while people with Alzheimer's disease suggested measuring the
‘degree to which patient engagement activities help reduce stigma’.

8

Reputation and trust
This subcomponent includes metrics that capture beliefs and opinions about
working relationships, research, a company, organisation and/or community, for
example ‘feelings of trust’ and ‘level of confidence in research’.

Embedding of patient engagement
This subcomponent includes metrics that capture wider consideration of patient
engagement in R&D and organisational decision-making, for example ‘number of
industry research teams engaging patients’. This can be used to demonstrate cultural change within companies, indicating the extent to which patient engagement
becomes customary in an organisation.
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Context
The impact of patient engagement cannot be determined without considering the
context. Indeed, case study findings suggest that contextual factors influence the
success of patient engagement initiatives and that successful patient engagement
initiatives influence the context. The four context components — policy,
institutional, community, decision-making — were based on the literature (Crowe
et al., 2015) and confirmed in stakeholder discussions; 15 contextual factors (see
Appendix 2) were identified in the case studies. Below, we provide four examples
of contextual factors (see Box 8.1).

Box 8.1 Examples of contextual factors
Policy context factor (Case study 3)
There were no regulatory requirements or recommendations for studying
therapies in people living with two different viral infections affecting their
health at the same time (co-infection); co-infection was only viewed as a risk
factor for those people to participate into clinical trials. Therefore, there was
no incentive for industry to provide access to clinical trials for co-infected
people, reducing the chance of implementing patient recommendations
related to access issues. (barrier).
Institutional context factor (Case study 17)
The company has a long history of patient engagement for [disease] and
is therefore familiar with the common issues faced by patients in this
therapeutic area. Consequently, the learnings and changes, and potentially
the impact of the patient engagement initiative may be modest. (barrier).
Decision-making context factor (Case study 14)
The trial protocol was already approved when discussing potential
recruitment challenges and retention with patients; therefore, patients
had little influence on the study focus, study population, design of the trial
etc. Thus, the impact on study participant experience and ultimately the
efficiency of the trial, may be limited. (barrier).
Community context factor (Case study 6)
There is a well-established European patient organisation for involvement
of patients with [disease] in the drug development process. This facilitates
(early) access to a diverse group of patients, influencing the potential
learning, changes and impacts. (enabler).
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It should be noted that contextual factors can also influence M&E strategies. For
example, in Case 14 the team tried to look at avoidable errors, using the study of
Levitan et al. (2018) as an example. The culture within the company was perceived
as a barrier to measuring avoidable errors as people dislike reflecting on what went
wrong. Therefore, measuring the number of avoidable protocol amendments was
seen as a meaningful metric for some, but not feasible within all companies.

Developing a tailored framework
The wide variation in selected metrics per component of the framework shows
how difficult it is to uniformly define or standardise metrics for evaluation of
patient engagement. Therefore, we recommend developing a M&E strategy that is
tailored to the patient engagement initiative. The framework can best be tailored
by following the steps below (see Box 8.2 for an example).
1. Stakeholders decide on the objectives for patient engagement and agree on
the purpose of M&E, taking the context into account.
2. Stakeholders develop a theory of change, using the framework, to show the
expected path from input to impact by specifying the input and activities that
should result in learnings and changes to achieve the intended objectives.
Stakeholders select metrics that address their information needs for each
component of the framework. (Sample sets of metrics can be found in
Appendix S2 and selection criteria can be found in Appendix S1)
3. Stakeholders identify qualitative and quantitative methods to collect
information and develop a monitoring and evaluation plan. (Sample questions,
methods and tools can be found in the Appendices S3, S4, S5 and S6)
4. A feedback loop is established for all stakeholders (e.g. following Mierlo
et al., 2010). Data analysis and reflection on short-term results should be
repeatedly undertaken to adapt the initiative and enhance learnings that
set the stage for achieving impacts. Stakeholders should also consider
contextual factors that may facilitate or hinder the success of the initiative.
(Possible contextual factors can be found in Appendix S2)

8
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Box 8.2 A case example
Background
This case was initiated by a pharmaceutical company, bringing together
industry staff and patients to discuss issues regarding patient experience in
clinical trials.
Step 1: setting objectives
The objective of the case was to improve experiences of patients participating
in clinical trials to ultimately speed up medicines’ development. The purpose
of M&E was to 1) prioritise patient engagement activities in order to spend the
available resources wisely; 2) learn about and educate colleagues on when
and how patient engagement adds value to clinical trials; 3) provide feedback
about learnings and the resulting outcomes and impact on those involved;
and 4) improve collaborations and other patient engagement activities.
Steps 2 and 3: theory of change, tailored set of metrics with methods/tools
There is a burden for patients who participate in clinical trials (context).
[Company] has chosen to engage patients as it is believed it can make
the trials more patient-friendly (input). Through patient advisory board
meetings, [company] gains insight into patient needs (activities/process).
Patients provide input for trial design decisions both before and after
protocol approval, for example, on visit structure, frequency, materials,
outcome measures. The activities lead to new insights (e.g. about patient
experiences) and changes in trial designs (learnings and changes), which
lead to satisfactory patient experiences in trials, higher recruitment and
retention in comparison against expected for the clinical trial (impacts), and
therefore faster approval (overall objective).
The initial M&E plan focused heavily on measuring impact. While data from
the Study Participant Feedback Questionnaire (SPFQ) can evaluate whether
the initiative reaches its objectives, monitoring proxy metrics give insight into
whether or not the initiative is working the way it is intended and whether
the acquired insights are put into practice to achieve impacts. By using the
framework, the initiative created a tailored set of metrics (see Table 8.4).
A pre- and post-meeting survey was developed by the company to collect
information from industry staff and patients involved. Other methods are
also used including interviews and logbooks.
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Box 8.2 continued
Step 4: reflexive monitoring
A feedback loop has been created. The outcomes of each patient advisory
board meeting are discussed with the research team (e.g. learnings and
expected actions), then followed up every six months to continuously track
the implementation of these actions. The patients who participated receive
an outcome report summary directly after the meeting and an update
about the actions implemented every six months. The company plans to
implement the SPFQ survey at the start, during and at the end of trials. The
survey may need to be adjusted to link the study participant experiences
to specific changes made based on patients’ input. The M&E results have
been used to educate colleagues, inform meeting agendas and enhance the
patient engagement initiative.
Reflection on the application of the framework and its value
The industry partners selected metrics during an interactive internal
workshop. The application of the framework could have been enhanced by
engaging patients in the development of the theory of change, selection of
metrics and development of measurement tools. The framework helped to
consider metrics the team had not thought of, such as metrics that can be
used to track progress made.

8
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Table 8.4 Tailored set of metrics
Framework
component

Subcomponent

Metrics/factors

Methods/tools

Input

Expectations

Expectations of the meeting

Pre-meeting survey

Representativeness
of stakeholders

Type/level of knowledge of
patients and staff involved

Pre-meeting survey

Diversity of patients/staff/
departments involved

Logbook

Preparations

Quality and accessibility of
information

Post-meeting survey

Resources

Time and money spent by each
stakeholder

Logbook

Structure

Number of patient advisory board
meetings

Logbook

Timing of engagement with stages
of the R&D cycle

Logbook

Activities/Process

Topics discussed

Meeting agenda

Management

Clarity of the goals

Post-meeting survey
Pre- and post-meeting
interview

Interactions

Opportunity to contribute to the
discussion

Interview

Satisfaction

Satisfaction with participation in
meetings

Post-meeting survey
Post-meeting
interview

Satisfaction with fulfilling patient
Post-meeting survey
engagement activity's expectations
Learnings and
changes

Learnings

Changes
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Number and type of insights,
actions and recommendations

Outcome report

Awareness and knowledge about
patients’ needs among staff

Post-meeting survey
Post-meeting
interview

Patients’ knowledge about clinical
trials

Post-meeting survey
Post-meeting
interview

Changes to research protocols

Outcome report
Post-meeting survey

Expected influence of patients'
insights on research decisionmaking

Post-meeting survey
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Table 8.4 Continued
Framework
component

Subcomponent

Metrics/factors

Methods/tools

Impacts

Study quality and
efficiency

Study participant experience in
trials

Study Participant
Feedback
Questionnaire (SPFQ)
Exit interviews

(Expected) recruitment and
retention rates

Post-meeting survey
Log sheet trial sites

Patient adherence and compliance Log sheet trial sites
rate to study procedures

Contextual
factors

Reputation and trust

Confidence in research

Post-meeting survey
Post-meeting
interviews

Policy

Conflict of interest policies

Reflection session

Institutional

Company's experience in a
disease area

Reflection session

Organisational culture and
commitment to patient
engagement

Reflection session

Decision-making

Timing of engagement with
respect to decision-making

Reflection session

Community

Availability of patient groups

Reflection session

Reflections from the case studies
Our case study findings show that stakeholders struggled to select meaningful
metrics for their initiative and/or felt overwhelmed by the number of possible
metrics. Therefore, during a multi-stakeholder workshop, participants cocreated sets of metrics, to provide examples of how metrics can be logically linked
based on the patient engagement objective. Four of the seven identified objectives
were selected for the first ‘set’ creation workshop. By a ‘set of metrics’, we mean a
group of metrics that evaluate each component of the Framework, that relate to
each other and align with a certain context. The four sets of metrics can be found in
Appendix S2, with sample questions and methods per set in Appendices S3, S4, S5,
and S6. The co-created sets show some similarities, particularly for input and
process metrics, while impact metrics differed widely. The sets can be used as
a starting point for M&E by patient engagement initiatives. These sets can also
be tailored to each initiative by adding and removing specific metrics to suit the
context. However, a tailored set should include metrics related to all components
of the framework for a coherent evaluation approach.

8
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8.5 Discussion
To address the need for metrics for M&E of patient engagement in medicine
development, the PARADIGM project created a framework with metrics. In this
section, we reflect on the framework and its value, looking at four criteria (a)
evidence-based; (b) multi-stakeholder perceptions; (c) comprehensiveness; and
(d) utility. In addition, we reflect on the methodological strengths and limitations
of this participatory research project.

Reflections on the framework and its value
The principal strength of the framework is that it is evidence-informed and
iteratively developed with all relevant stakeholders. We integrated literature
and existing frameworks (Caron-Flinterman et al., 2006; Forsythe et al., 2018;
Gagnon et al., 2017; Ray & Miller, 2017) as well as quality guidance documents
such as PFMD Quality Guidance (Deane et al., 2019), the TransCelerate Toolkit
(TransCelerate BioPharma Inc., 2019) and EUPATI guidance (Warner et al., 2018)
with case studies. We have incorporated dimensions of realist evaluation to
acknowledge the importance of context and mechanisms in evaluating outcomes
(Pawson & Tilley, 2004). We developed guidance for metric selection; the relevance
and utility of each metric selection criterion vary by setting and user. Some cases
mostly selected metrics based on ‘availability of resources’ and ‘alignment with
reporting structures and history’ with limited attention to the ‘relevance’, ‘fit with
a set’ (coherence with other selected metrics) or 'stakeholder appropriateness’.
However, the framework and reflection conversations helped case study
participants consider metrics they had not thought of, including those relevant to
other stakeholders or to track progress made. The application of the framework
requires a multi-stakeholder approach to ensure that sufficiently diverse metrics
are selected.
The M&E framework is comprehensive and intends to facilitate an understanding
of how patient engagement translates into impact and why initiatives fail or
succeed. Besides the conceptual guidance, the framework also provides metrics
to operationalise measurement of the different components. The case studies
showed that the framework can be applied in multiple therapeutic areas, settings
and types of patient engagement initiatives. Although it was developed for
taking an engagement initiative as the unit of analysis, some cases also used the
framework at an organisational level (for multiple initiatives/studies). Those cases
for example measured the number of stakeholders (e.g. patients, companies)
involved in patient engagement activities (input); number and type of patient
engagement activities (process); satisfaction level (process); topics or aspects of
development plan where patients gave input (learnings); number or percentages of
recommendations implemented (changes); perceived added value of patient input
186
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(impact); the number or percentages of projects with patient engagement (impact).
The framework could be used at an organisational level, however, a generic set of
metrics that can be used at an organisational level has not been created within this
project and should be further explored. The selected metrics could be transferable
to engagement initiatives in other settings (e.g. health research or care), but
specific (impact) metrics probably require adaptations. However, as Greenhalgh
and colleagues (2019) found, the relational work involved in planning monitoring
and evaluation may be more important than any subsequent framework itself.
Our findings align with this conclusion; the interaction and trust built between
actors involved in co-creating a framework that can be tailored to suit the needs
of different groups is likely to be more locally relevant and used than a one-sizefits-all framework. Generating a tailored framework together (e.g. through a multistakeholder workshop) will influence participants (e.g. motivation), knowledge
(e.g. incorporation of research, experiential and contextual knowledge) and the
process of implementation (e.g. ownership, testimony of end-users) (Greenhalgh
et al., 2019).
We noticed that some case study participants struggled to understand the linkages
between components of the framework, in particular how impacts were triggered,
blocked or modified by contextual factors. This suggests that those working in
the context may not ‘see’ these factors until an external actor points them out,
also known as the cultural phenomenon ‘fish don’t know they are in the water’
described by Derek Sivers (2011). The application of the framework helps to shine
a light on the ‘water’. The interpretation of findings requires training and guidance
to ensure that contextual factors and metrics relevant to the theory of change
are not overlooked. This suggests that applying the framework is a capability
that stakeholders will build up over time. Furthermore, the application of the
framework may require organisational change, including a broader perspective
on what counts as ‘evidence’ (Staley, 2015), adapted reporting structures, capacity
and resources. This requires commitment and two aspects of culture change: for
all to embrace

8

1. the importance of embedding patient engagement in the development of
medicines
2. the philosophy of continuous improvement.
Stakeholders initially preferred to develop purely practical guidance on how to
conduct an evaluation, including assessment grids and a ‘fixed’ set of metrics that
can be used for benchmarking. To support stakeholders in the relational work
that evaluation requires while providing guidance on the reflexive strategy, we
developed an adaptive framework with (sets of) metrics that can be tailored to
different needs.
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A limitation of the framework is the focus on intended objectives, as this may limit
the ability to capture unintended effects. Research shows that while engagement
brings many benefits, it is also challenging and can lead to some negative
consequences (e.g. delays in study planning, patients feeling undervalued or
overburdened) (Vat, Finlay, et al., 2020). Having a process for monitoring possible
challenges and unintended consequences throughout the engagement process
is important for the continuous improvement of engagement practices. While
accountability and learning were both identified as purposes for evaluation,
in practice, evaluations may be more accountability focused to show to what
extent objectives are reached. Learning for system innovation requires reflexivity
during evaluation (Regeer et al., 2016). Ideally, reflexivity becomes accepted
practice within a patient engagement initiative through sharing short-term and
intermediate results using informal discussions or methods such as live polling,
quizzes, diaries, anonymous survey or feedback forms (Rolfe et al., 2018).

Methodological strengths and limitations
A strength is that we used an iterative multi-stakeholder approach to create the
framework. The framework is in line with other recently proposed metrics (Feeney
et al., 2020; Stergiopoulos et al., 2019) though more inclusive in its scope.
Ideally, patient engagement occurs throughout the full medicines’ development
cycle, as an ongoing activity. A limitation of our research is the limited number
of cases that applied the framework to research priority-setting or early dialogue
decision-making points as there is less patient engagement in these areas.
Therefore, the framework may be more focused on metrics for the decision-making
point related to the design of clinical trials. We used literature to complement
the case studies and had wide discussions with partners about metrics for other
decision-making points.
The framework, being developed through a multi-stakeholder approach, is
prone to bias in relation to those stakeholders represented in the process. Since
patients and regulatory bodies were less well represented than industry, the
framework may include more metrics relevant to industry. Stakeholders were
mostly Western-Northern European-based, there was limited participation from
countries in Central or Eastern Europe and young people. To correct for this, an
additional multi-stakeholder workshop has been held for these groups to gather
their perspectives and any new metrics that derived from this workshop were
included in the framework.

188

Evaluation of patient engagement in medicine development

The sets of metrics have hardly been tested in practice because very few cases
had the opportunity to measure metrics during the project. Therefore, limited
insights have been gathered about optimal methods or tools for measurement.
However, we created an overview of sample questions, methods and tools
drawn from literature and evaluation documents collected which are a starting
point for measurement. The framework could also be used to improve the
comprehensiveness and rigour of existing measurement tools. The co-creation
of appropriate measurement tools requires further investigation and flexible
approaches. Mixed methods and multiple tools are needed as one survey will not
be able to capture the complexity and impact of patient engagement (Vat, Warren,
et al., 2020). Longitudinal research is needed in this area as it takes time before
impacts become evident.
Further application of the framework is needed to co-create sets of metrics for
different collaborations and contexts. This may result in additional or new proposed
metrics and insights. The application of locally relevant frameworks is necessary
to better understand in which contexts certain practices lead to valuable patient
engagement and why initiatives fail or succeed. To that end, we aim to develop
an online interactive tool that enables users to tailor the framework to their
situation. This could result in co-analysis of data gathered by different initiatives,
and ultimately stimulate the continuous improvement of engagement practices
and the creation of an evidence library that reinforces the need for a culture shift
towards a patient-centred R&D system.

8.6 Conclusion
Monitoring and evaluation of patient engagement can enhance meaningful and
sustainable patient engagement. The created M&E framework created helps
to monitor progress and demonstrate impact. There is a large variety in the
purposes of M&E and the objectives of patient engagement; accordingly, metrics
vary according to the initiative and stakeholder group. Evaluation studies can
help to understand in which contexts certain practices lead to valuable patient
engagement and why initiatives fail or succeed. We argue that the value of
patient engagement can best be understood by measuring metrics related to all
components of the M&E framework using a multi-stakeholder, reflexive approach.

8
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Summary7
This Chapter describes a Patient Engagement Monitoring and Evaluation
framework, co-created and tailored to the context of Community Advisory Boards
(CABs) for rare diseases in Europe. A participatory approach was used in which
data collection and analysis were iterative. Data were collected via document
analysis, reflection sessions, a questionnaire and a workshop. The tailored
framework consists of a Theory of Change with metrics explaining how CABs can
reach their objectives. Of 61 identified metrics, 17 metrics for monitoring the
process and short-term outcomes were selected and a ‘menu’ for evaluating longterm impacts was created. Examples of metrics include: ‘Industry representatives’
understanding of patients’ unmet needs’; ‘Feeling of trust between stakeholders’;
‘Feeling of preparedness’. ‘Alignment of research programmes with patients’
needs’ was the highest ranked long-term impact metric. Our findings suggest that
process and short-term outcome metrics could be standardised across CABs,
whereas long-term impact metrics may need to be tailored to the collaboration,
from a proposed menu. Accordingly, we recommend that others adapt and refine
the framework as appropriate. The next steps include implementing and testing
the evaluation framework to stimulate learning and share impacts.

7

Fruytier, S.E., Vat, L.E., Camp, R., et al. (accepted) Monitoring and evaluation of patient engagement

in health product research and development: Co-creating a framework for community advisory boards.
J Patient Cent Res Rev.
The original abstract, language style, and lay-out of the publication have been slightly adapted for this thesis.
Appendixes accompanied this chapter can (soon) be found online in the supportive information section.
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9.1 Introduction
Patient engagement is increasingly integrated along the life cycle of research and
development (R&D) for health products (i.e. medicines and ‘solutions beyond
a pill’) as an essential element in moving towards a more patient-centred R&D
system (Domecq et al., 2014). Patient engagement is defined as “the active,
meaningful, and collaborative interaction between patients and researchers
across all stages” of health product R&D, “where decision-making is guided by
patients’ contributions as partners, recognising their specific experiences, values, and
expertise” (Harrington et al., 2020, p. 6). Such interactions have rapidly increased
in the last decade, taking many shapes and forms (Domecq et al., 2014; Epstein,
1995). However, little is known about how these interactions affect health product
R&D processes and their stakeholders (Fergusson et al., 2018; Staniszewska et
al., 2011). This knowledge gap makes it difficult to understand best practices and
the value of patient engagement, increasing the risk of tokenism and hindering
successful embedding of practices in R&D processes (Bagley et al., 2016; Hahn et
al., 2017). Therefore, the need for monitoring and evaluation (M&E), to elucidate
whether, how and why the objectives of patient engagement are achieved, has
been repeatedly articulated (Staley, 2015; Staniszewska et al., 2011).
Despite the need, M&E of patient engagement initiatives in health product R&D
is scarce and current evidence is often considered anecdotal (Brett et al., 2014a;
Fergusson et al., 2018; Staley, 2015). Previous literature reviews discussing M&E
tools and frameworks, report concerns regarding their scientific rigour, the lack
of co-creation and impact assessment, and their limited transferability to other
settings (Boivin et al., 2018; Greenhalgh et al., 2019; Vat et al., 2019). Various
challenges underlie these limitations. First, patient engagement initiatives are
highly contextualised and relational in nature and it often takes years before
impact can be seen (Dillon et al., 2017; Staley et al., 2012). Consequently, many
different factors influence the causal chains leading to impact, impeding the
attribution of causality and the generalisation of conclusions (Staley, 2015).
Moreover, stakeholders have different needs and priorities and therefore views
vary on what constitutes successful patient engagement (Staniszewska et al.,
2011; Vat et al., 2019). Partly because of this, there is no consensus on relevant
evaluation criteria and tools. While some seek standardisation across the field to
enable generalisation and comparison (Domecq et al., 2014; Feeney et al., 2020;
Staniszewska et al., 2011) others argue that M&E frameworks and tools provide
more meaningful insights when tailored to the initiative, co-created with those
involved (Greenhalgh et al., 2019; Popay et al., 2014; Vat et al., 2019).

9

This article presents a tailored M&E framework for Community Advisory Boards
(CABs) participating in the European Organisation for Rare Diseases (EURORDIS)
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programme (EuroCAB) (EURORDIS, 2020). CABs are autonomous groups of patient
representatives (CAB members), nominated and selected by their community, who
offer their expertise to public and private sponsors of research in their disease
area (mainly bio-pharmaceutical industry) through advisory meetings (PARADIGM
et al., 2020). They aim to align clinical research to community needs and realities
(Cox et al., 1998). The EuroCAB programme was established to provide training
and support for CABs in the field of rare diseases (EURORDIS, 2020). CAB members
and industry representatives expressed the need for evaluation to gain a deeper
understanding of the CAB processes and outcomes in order to identify strategies
to enhance and demonstrate their impact. Accordingly, the objective of this study
is to develop a meaningful and feasible M&E framework for these CABs.

Theoretical background
The development of a framework for the CABs is supported by the Patient
Engagement Monitoring and Evaluation (PEME) framework, (Vat et al., 2021) which
can be tailored – in co-creation – to a specific initiative. The starting point is the
development of a Theory of Change: a means to collaboratively explain the steps
towards the overarching objectives of the initiative, the relationships between
these steps and the underlying assumptions and context factors, to develop a
theory of how and why an initiative works (Connell & Kubisch, 1998; Ghate, 2018;
Weiss, 1995). Iteratively, quantitative or qualitative metrics (sometimes also
referred to as ‘indicators’ or ‘measures’) linked to the steps of the Theory of Change
model are identified and prioritised. Through discussion, the processes influencing
success are described and illustrated and consensus may be reached on a visual
narrative model of the steps towards impact, accompanied by relevant metrics
(Weiss, 2000). The model and metrics form the tailored framework, structured
along six components: (1) objectives; (2) input; (3) activities/process; (4) learnings
and changes; (5) impacts; and (6) context (Figure 9.1) (Vat et al., 2021). Hence, the
PEME framework focuses on generative causation, to ensure that M&E stimulates
reflection on how and why impacts are achieved, to inspire change (Davidoff et al.,
2015; Gooding et al., 2018).
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Figure 9.1 Patient Engagement Monitoring and Evaluation (PEME) framework (Vat et al., 2021)

9.2 Methods
Setting

9

The study was conducted as part of the PARADIGM (Patients Active in Research
And Dialogue for an Improved Generation of Medicines) consortium. The
EuroCAB programme was one of the case studies in this consortium. Currently,
five CABs participate in the programme: Duchenne Muscular Dystrophy, Cystic
Fibrosis, Cystinosis, Lymphomas and Hereditary Haemorrhagic Telangiectasia.
CAB members and industry representatives collaboratively develop the meeting.
The CAB meetings focus on collective thinking and knowledge exchange between
patient communities and researchers, striving for sustainable partnership that
influences R&D decision-making. The EuroCAB programme applied and tailored
a preliminary version of the PEME framework (Vat et al., 2021) to develop an M&E
framework for CABs in the rare disease context.
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Participatory approach
A participatory approach was adopted for the development of the framework. This
process was based on the principles of Interactive Learning and Action (Broerse &
Bunders, 2000), comprising four phases in which data collection and analysis are
iterative: (1) initiation and preparation; (2) collection, exchange and integration
of information; (3) priority setting; (4) validation and planning (Table 9.1).
Research activities took place between January 2019 and May 2020. The project
team (authors SF, LV, who gathered and analysed the data, and RC and FH, who
guided the process and interpreted the findings) held regular meetings to reflect
on the findings, refine the framework and plan next steps (see Appendix 1 for
an overview of terms and definitions used throughout this study). The Research
Ethics Review Committee determined that the research proposal complies with
the ethical guidelines of the faculty.
Table 9.1 Phased participatory approach
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Phase

Objective

Stakeholders
involved

Methods

Decision-making

Output

(1) Initiation
and
preparation

To understand
the EuroCAB
context and
review the
existing M&E
practices

Project team

Document
analysis,
informal
conversations

Not applicable.

Preliminary
case
description

(2)
Collection,
exchange
and
integration
of
information

To reflect on the
collaboration
processes and
experiences with
M&E, to identify
meaningful
metrics and
iteratively develop
and refine the
framework

23 CAB
members
4 industry
representatives
Project team

Reflection
sessions,
two group
sessions and
six one-to-one
sessions

CAB members’
and industry
representatives’
insights were used
to develop the
Theory of Change
model and draft a
set of potentially
relevant metrics.

Preliminary
framework
consisting of
a Theory of
Change and
tailored set
of possible
metrics.

(3) Priority
setting

To prioritise
the identified
objectives and
metrics to
develop a set
of meaningful
metrics

24 CAB
members
6 industry
representatives

Questionnaire

CAB members’
and industry
representatives’
rankings were
used to cluster
metrics into
groups of low,
medium, and high
priority.

Ranking
of most
important
objectives and
most relevant
metrics.

(4)
Validation
and
planning

To validate the
Theory of Change
and set of metrics
for M&E, and
gather ideas for
data collection
and reporting.

3 CAB members
5 industry
representatives
Project team

Digital
dialogue
workshop

CAB members
and industry
representatives
discussed which
metrics to include
in the tailored
framework and
discussed how
these could be
measured and
reported.

Tailored
framework
with sets of
metrics and
ideas on how
to implement
M&E.
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Recruitment, data collection and analysis
Phase 1: Initiation and preparation
In phase 1, the project team aimed to understand the context of the EuroCAB
programme and reviewed the existing M&E practices to develop a preliminary
case description. This was based on document review (CAB description and
agreements, meeting minutes and feedback tools developed by EURORDIS) and
informal discussions with the project team.

Phase 2: Collection, exchange and integration of information
In phase 2, reflection sessions with CAB members and industry representatives
were held to reflect on their objectives, collaboration processes and experiences
with M&E. The aim of this phase was to identify meaningful metrics, in order to
iteratively develop and refine a preliminary M&E framework. Participants were
invited to take part via the EuroCAB coordinator (RC) using a convenience sampling
method. Participation was voluntary. Two group reflection sessions were held
(~2 hours), one with Duchenne Muscular Dystrophy CAB members (n=11) and
one with Cystic Fibrosis CAB members (n=11). In addition, one-to-one reflection
conversations (~1 hour) were conducted with four industry representatives from
different companies, and two CAB chairs, one from Duchenne Muscular Dystrophy
and one from Lymphomas. In addition, the preliminary framework and preliminary
findings from the feedback tools developed by EURORDIS were presented and
discussed during a workshop at a EURORDIS event with patients and companies.
Notes were taken for all sessions.

Analysis phase 1 and 2
During data collection, the Theory of Change was drafted and iteratively refined
to develop a detailed representation of the CAB collaborations. Using the
programme ATLAS.ti, the documents and notes from phase 1 and 2 were first
analysed deductively by the first author (SF) based on the components of the PEME
framework. Objectives and metrics within these components were identified via an
inductive approach of open coding (identifying and describing insights), followed
by axial coding (creating subcategories) by the first and second author (SF and LV).
The identified metrics were linked to the steps in the Theory of Change, resulting
in a preliminary framework.

9

Phase 3: Prioritisation
The objective of phase 3 was to prioritise the identified objectives and metrics
to develop a set of meaningful metrics. The objectives and metrics identified in
phase 2 were added to a priority-setting questionnaire consisting of three parts:

197

CHA PTER 9

(1) role and experiences; (2) selection of applicable objectives and ranking of
those selected; and (3) selection of up to five most relevant metrics across the
core components of the PEME framework: input, activities/process, learnings
and changes and impact. The impact metrics were divided into short- and longterm impact, based on when they can be measured: before or after the start of
the discussed study. The questionnaire was reviewed by authors RC and FH, and
one CAB chair. Industry representatives and members of all CABs were invited
to participate in the questionnaire via the CAB chairs or the CAB coordinator.
Participation was voluntary. Thirty respondents completed part 1 and 2 of the
questionnaire (Table 9.2) of whom 27 also completed part 3. Individual responses
were anonymous and kept confidential.
Table 9.2 Respondents to the questionnaire in the priority-setting phase
Demographicsa
Stakeholder group

Disease area

c

Number of CAB meetings
attended

a

Total
CAB member

24

Industry representative

6b

TOTAL

30

Cystic Fibrosis

7

Duchenne Muscular Dystrophy

6

Cystinosis

4

Hereditary Haemorrhagic Telangiectasiaf

7

TOTAL

24

None (in the planning phase)

6

≥1

24

TOTAL

30

27 out of 30 respondents completed part 3 of the questionnaire, the selection of metrics.

b

Industry representative respondents all collaborated with the Cystic Fibrosis CAB.

c

Since all industry representative respondents worked with the Cystic Fibrosis CAB, their responses were

excluded from stratification per disease area.

Analysis phase 3
The data from the questionnaire were analysed via descriptive statistics using
Microsoft Excel. The weighted average ranking of the objectives was calculated
(rank 1 was assigned a weight of 7 etc.). Unranked objectives were assigned a
weight of 0. The metrics were ranked based on how often they were selected,
resulting in a prioritised list of all metrics. Respondents could not indicate the
relative weight for each of their priority metrics, so to do justice to the gross
prioritisation, clusters of high-, medium-, and low-priority metrics were created.
Trends in prioritisation of metrics along the stakeholder roles, disease areas and
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number of meetings attended were examined. Since industry representatives had
only engaged with the Cystic Fibrosis CAB, their responses were excluded from the
stratification by disease area to avoid potential bias.

Phase 4: Validation and planning
In phase 4, a digital dialogue workshop was held to validate the Theory of Change
and set of metrics for M&E and gather ideas for data collection and reporting. The
five CAB chairs and five industry representatives were invited. Three CAB chairs
participated, two could not. A summary of the questionnaire results and the draft
tailored framework were shared with the participants in advance of the workshop.
Using polling tools, participants were asked to what extent they agreed with the
tailored framework and the ‘high priority’ metrics and what reporting structures
they preferred, followed by discussion. Post-workshop, detailed notes from the
workshop were used by the project team and the co-authors of this article to make
final adjustments to the tailored framework.

9.3 Results
The participatory approach resulted in a tailored framework for the CABs in the
EuroCAB programme, including a Theory of Change explaining how and why
objectives are reached, 17 high-priority metrics and a ‘menu’ of possible long-term
impact metrics (out of 61 identified metrics). Here we describe each part of the
tailored framework, including rationales for metrics selection.

Objectives
Seven objectives for the CABs were identified. The prioritisation questionnaire
showed that, on average, CAB members and industry representatives considered
the objective ‘to ensure products better meet patients’ unmet medical needs’ as the
most important (Figure 9.2). The relative importance of the other objectives differed
somewhat by stakeholder group. For example, industry ranked ‘enhance transparency and trust’ higher than CAB members, whereas CAB members found ‘diminish
access inequalities’ and ‘improve efficiency and speed’ more important. There were
also small differences between disease areas. For example, the Cystic Fibrosis CAB
found ‘diminish access inequalities’ more important than other CABs did.

9

199

CHA PTER 9

Figure 9.2 Weighted average ranking of importance of the objectives
The size of the circles corresponds to the rank.1 = most important, 7 = least important

Theory of Change
Starting from the objectives, the actions needed to reach them, the underlying
assumptions, and context factors were iteratively mapped to develop a Theory of
Change (Appendix 2). Figure 9.3 shows an example of a pathway of the Theory of
Change. The underlying assumptions describe the conditions that stakeholders
deemed necessary for the proposed steps to take place. Also, several contextual
factors influencing whether objectives of an initiative are achieved were identified
and indicated. Each step in the Theory of Change can be evaluated with metrics
(indicated with codes referring to the metrics in Table 9.3). In Table 9.3, we also
suggest data-collection methods per metric. Below, we highlight some rationales
for selecting metrics and describe the links between them.
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9

Figure 9.3 Example of a pathway of the Theory of Change for the CABs in the EuroCAB programme
Bright colour: Actions needed to achieve the objectives, light colour: underlying assumption (conditions
deemed necessary for the steps to take place), light grey: context factor (external influences). CM: CAB
member, IR: Industry representative, (I1), (I2) etc.: Linked to selected metric (Table 9.3). For the full Theory
of Change see Appendix 2.
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Table 9.3 Set of metrics for the CABs in the EuroCAB programme
Framework
component

Metric

Codea

Number of
stakeholders
who selected
metric
(total n=27)

Suggested
data collection
methods

Input

Feeling of preparedness of CAB
members and industry representatives

I1

21

Post-meeting
survey

Priorities for the meeting of CAB
members and industry representatives

I2

21

Success tracker

Diversity of CAB members (e.g.
role within community, disease
subtype, demographics) and industry
representatives (e.g. role, department,
seniority level)

I3

18

Success tracker
Post-meeting
survey

Quality and timing of preparation
materials

I4

15

Post-meeting
survey

Feeling of trust between stakeholders

A1

22

Post-meeting
survey

Degree to which expectations of the
meeting were met

A2

19

Post-meeting
survey

Usefulness of the meeting

A3

18

Post-meeting
survey

Feeling of transparency and openness

A4

17

Post-meeting
survey

Industry representatives’ understanding L1
of patients’ unmet needs

21

Post-meeting
survey
Annual
reflection

Degree to which the meeting helped to
inform research goals of the company

L2

15

Post-meeting
survey
Annual
reflection

Industry representatives’ understanding L3
of patient-relevant outcome measures

15

Post-meeting
survey
Annual
reflection

CAB members’ understanding of
decision-making in health product R&D

L4

9b

Post-meeting
survey
Annual
reflection

Number and type of planned or
recommended actions and changes
(not) implemented

L5

14

Success tracker

Activities/
process

Learnings and
Changes
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Table 9.3 Continued
Framework
component

Metric

Codea

Number of
stakeholders
who selected
metric
(total n=27)

Suggested
data collection
methods

Short-term
Impactc

Feeling of trust between stakeholders

IM1

21

Post-meeting
survey
Annual
reflection

Degree to which outcome measures of
a trial are patient-centric

IM2

19

Trial protocol
review

Expected study participant burden (e.g.
convenience of study visits, procedures)

IM3

18

Trial protocol
review
Patient-facing
material review

Degree to which the collaboration helps
to demonstrate the value of a product
to regulators and Health Technology
Assessment bodies

IM4

14

Trial protocol
review
Annual
reflection

a

The codes link to the steps in the Theory of Change model (Appendix 2, Figure 9.3).

b

This metric was originally not categorised as high priority but was included because it supports the idea

of shared learning.
c

In the prioritisation questionnaire, impact was split into short- and long-term impact. Participants

indicated that it is not feasible or meaningful for each CAB to measure all ‘high-priority’ long-term impact
metrics (derived from the questionnaire). Therefore, it was proposed to create a ‘menu’ of long-term
impact metrics. CAB members and industry partners will make a selection from the long-term impact
metrics menu in dialogue based on their CAB priorities, capacity and resources (Table 9.4).

Metrics
The metric ‘Feeling of trust between stakeholders’ was selected most often.
This metric was categorised under both activities/process and impact because
while some indicated that improved trust is itself an impact, others felt that it is
more a means to an end, strongly related to the metric ‘Feeling of openness and
transparency’. In phase 2, most participants indicated that trust is a precondition
for the sustainable long-term collaborations and that it takes time to develop:

9

“The more often you meet a company, you can tell that they have the feeling
that we have important things to say, and that is exactly what we are trying to
give them. They listen, they respect… they are very, very respectful of our opinion
and how we interact with them, and that has led to the trust that is absolutely
vital if you are going into confidential information, […] and it takes time for a
relationship like that to really materialise.”
(CAB chair 1)
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The learnings metrics ‘Industry’s understanding of patients’ unmet needs’, ‘Degree
to which the meeting helped to inform research goals’ and ‘Industry’s understanding
of patient-relevant outcomes measures’ were considered indicative of whether
patients’ needs and experiences are taken into account in R&D processes, aligning
closely to the most important objective. The metric ‘CAB members’ understanding
of decision-making in product R&D’ was selected less often. Nevertheless, this
metric was included because mutual knowledge exchange is considered a key
principle of the CABs and should therefore be assessed from both perspectives.
To improve industry’s understanding of patients’ needs and reach the objectives,
it was often emphasised that the ‘right’ people need to attend the meeting.
Therefore, the metric ‘Diversity of stakeholders’ was included. Diversity of CAB
members ensures that the insights and recommendations reflect to some extent
those of the overall patient population. Diversity of industry representatives
(e.g. in seniority level) indicates the scope of the influence of CAB on decisionmaking, as participants noted that broad diversity helps to spread awareness and
understanding of patients’ needs throughout the company.
The metric ‘Degree to which the collaboration helps to demonstrate the value of a
product to regulators and Health Technology Assessment bodies’ was selected to
capture whether industry representatives report an influence of the collaboration
on decision-making beyond their company. Moreover, the metrics ‘Degree to which
outcome measures of a trial are patient-centric’ and ‘Expected study participant
burden’ were selected to assess whether a trial is well designed, both in terms of
the quality of evidence generated and participants’ experience, as these topics
are often discussed in the meetings. A participant emphasised that, compared to
longer-term impact metrics, the expected burden on study participants could be
relatively easily attributed to patient engagement, for example by reducing the
number of hospital visits in a trial. Therefore, this metric was thought to provide
compelling evidence of the value of engaging patients.
To track whether the changes needed to reach the impacts are made, more
operational metrics were also selected, such as ‘Number and type of planned or
recommended actions and changes (not) implemented’. Tracking follow-up after
the meeting is essential to ensure progress and prevent repetition:
“In the end, we completely lost track of everything because people were not
in charge of the same things. And if there are no clear action steps, and there
weren’t any because of the lack of alignment on the topics discussed, then it is
very challenging [to make progress].”
(CAB chair 3)
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Several CAB members pointed out that they would like to receive more feedback
from industry on where change is (not) happening, to help them understand
potential limitations industry may have and re-prioritise discussion topics. Likewise,
industry representatives indicated that an open discussion on expectations helps to
align concrete goals and timeframes, and prevent disappointment and frustration:
“It [tracking priorities, discussions and actions] can also support the discussion
around is it realistic that an impact can happen on this priority. […] If you see
that you keep on hitting a block on certain type of topic you can just say: ‘Okay,
we agree that we are not going to make progress here so we can just kind of
focus on other topics’.”
(Industry representative 1)
Accordingly, the metric ‘Stakeholders’ priorities for the meeting’ was selected
because it could indicate whether the most important topics are discussed. True
co-creation of the agenda and thorough preparation were considered essential
because these create belief in the value and ownership of engagement among
all involved.
It was suggested to exclude the long-term impact metrics from the set and include
them instead in the tailored framework via a ‘menu’ approach as presented in
Table 9.4. Participants indicated that long-term impact metrics are valuable
as aspirational targets but many contextual influences may make it difficult to
attribute causality. The measurement of long-term impact would therefore
require thorough and continuous tracking of decisions and changes. The ‘menu’
allows stakeholders to prioritise through dialogue the most meaningful metric(s)
for their collaboration, while ensuring the burden of measuring remains feasible.

Table 9.4 ‘Menu’ of long-term impact metrics for the EuroCABs
Long-term impact metricsa

9

Number of
stakeholders who
selected metric
(total n=27)

Perceptions on the alignment of research programmes with patients’ needs

16

Time until regulatory approval and Health Technology Assessment
reimbursement decisions

14

Retention rate (number/percentage of participants retained in a trial and
assessed)

14

Patient satisfaction with participation in a trial

13

Quality of a product (e.g. drug, technology, service, information materials)

12

Time from start until the end of a trial (first participant in/last participant out)

12
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Table 9.4 Continued
Long-term impact metricsa

a

Number of
stakeholders who
selected metric
(total n=27)

Number of avoidable amendments (often costly changes to a trial protocol as
a result of operational barriers)

11

Number of patients in a pre-approval access programme

11

Diversity of participants in a trial (demographics, disease subtype, hard to
reach populations etc.)

11

Number of patients who have access to clinical trials

8

Recruitment rate (number of participants recruited per site per month)

7

Reputation of industry within the patient community

6

The long term impact metrics were not coded and indicated in the Theory of Change as no consensus

was reached, also no methods were discussed.

9.4 Discussion
In this study, the preliminary PEME framework was tailored to the context of the
CABs in the EuroCAB programme in co-creation with relevant stakeholders. The
various information needs of stakeholders shaped the tailored framework. Each
collaboration between patients and industry is unique, and tailoring M&E to the
context can improve the relevance of the information collected, enhancing learning
and reflexivity (Collins et al., 2018; Greenhalgh et al., 2019). Such continuous
reflection is needed to understand under what conditions progress towards the
objectives is made, and develop strategies to enhance impact (van Mierlo et al., 2010).
On the other hand, standardised M&E enables data aggregation, generalisation
and comparison with other engagement initiatives, better meeting accountability
purposes (Regeer et al., 2016; Stergiopoulos et al., 2019). We aimed to balance these
purposes by tailoring a framework to the CAB method and rare diseases context
while also standardising a set of metrics across all CABs in the EuroCAB programme,
combining metrics for learning and accountability. Our results suggest that ‘input’,
‘activities/process’, ‘learnings and changes’, and ‘short-term impact’ metrics could
be standardised across CABs, while the long-term impact metrics could best be
tailored to the objectives, capacity and resources of the collaboration. This resulted
in a combination of fixed and flexible sets of metrics.
In line with earlier studies, the results suggest that stakeholders’ M&E priorities
differ because of varying interests and needs (Brett et al., 2014a; Greenhalgh et al.,
2019; Vat et al., 2019). In alignment with the CABs’ focus on equal partnership and
mutual knowledge exchange (PARADIGM et al., 2020), the framework and metrics
were constructed from the perspectives both of CAB members and industry and
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will be assessed from both perspectives where possible. The recognition that the
metrics need to be meaningful for all stakeholders underlines the importance of
tailoring M&E to enhance impact. Some of the selected metrics are in line with
other studies, such as preparedness (Feeney et al., 2020), diversity of patients
(Caron-Flinterman et al., 2006), the recommendations (not) implemented and why
(Slade et al., 2010), and the changes in research questions and design (Forsythe
et al., 2018). Therefore, these metrics might be applicable to patient engagement
initiatives in various contexts. Other metrics may be particularly relevant in the rare
disease context, such as ‘Number of patients in pre-approval access programmes’
because of the high unmet medical need. Future studies could further explore the
framework’s generalisability to other disease contexts, outside of rare diseases.
The PEME framework supported the identification of relevant metrics and ensured
that the tailored framework comprehensively captures the relationship between
input and impacts. This improves understanding of the processes that influence
success and can enable the attribution of causality (Rogers, 2008). However, it
remains difficult to prioritise metrics. The selected metrics do not fully reflect the
potential value of the CABs as they focus mainly on R&D while the topics discussed
and impacts may be broader. Despite excluding many steps of the Theory of
Change from assessment, the set of metrics is still ambitious and implementation
may prove challenging. This difficulty in prioritisation could perhaps be overcome
by urging participants to make their selection criteria more explicit (e.g. relevant,
feasible, transferable) (Gooding et al., 2018; Weiss, 2000). It is important to note
that the tailored framework is meant as a flexible tool for reflection – refined by
each CAB–industry relationship – to enhance the collaboration processes. The
next steps include developing and refining quantitative and qualitative datacollection methods and implementing the evaluation framework to encourage
learning and share impacts (Edelman & Barron, 2016; Russell et al., 2020; Staley &
Barron, 2019).

Strengths and limitations

9

During the process, we aimed to integrate stakeholders’ different perspectives while
respecting diverse viewpoints through democratic participation complemented
by discussions on the results. The collaborative approach created a common
language and increased ownership of the tailored framework, which we see as
a strength. It also supported the ‘relational work’ of aligning expectations and
developing a shared purpose (Collins et al., 2018; Greenhalgh et al., 2019; Vat et
al., 2021). Therefore, this process is itself an extension of the collaborative nature
of the EuroCAB programme. A limitation was that CAB members and industry
representatives of each of the five CABs could not participate in all phases, and
the balance between CAB members and industry was not always exactly equal.
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However, all phases included a mix of perspectives. It is also possible that
framework’s linear success-oriented structure is problematic, because in reality,
patient engagement has many iterations, setbacks and unintended outcomes
(Edelman & Barron, 2016; Russell et al., 2020; Staley & Barron, 2019). Although
the metrics are formulated neutrally to capture both positive and negative effects,
we acknowledge this approach may limit the flexibility to adapt to changing needs
and circumstances.

9.5 Conclusion
This study describes the co-creation of a tailored framework, which could serve as
a starting point for monitoring and evaluating patient engagement initiatives. We
recommend adapting and refining the framework as appropriate to enhance its
relevance to the specific context and incite collaborative reflection. Such tailored
frameworks can support learning and demonstration of impact, ultimately
enhancing patient engagement in health product R&D.
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“Coming together is a beginning, keeping together is progress, working
together is success”
Henry Ford
This thesis aims to better understand the embedding of patient engagement, to
contribute to a more needs-oriented health research system. In the introduction,
we highlighted that the health research system is under pressure as investments
are often wasted by producing and reporting research inadequately (Akl &
Khamis, 2019; Chalmers & Glasziou, 2009; Lenfant, 2003). There is a growing call
for greater patient engagement in health research decision-making to generate
knowledge that can be used for solving complex health problems. Although many
collaborations and new practices emerged in the last decades, the organisational
embedding of patient engagement remains challenging. In this thesis, we used
system innovation and transition theory to understand the processes that facilitate
or hinder the embedding of patient perspectives. Introducing patients in health
research decision-making can be seen as a social innovation needed to achieve
more needs-oriented research. In the theoretical background, we explained that
a change in the role of one of the actors (patients) in the health research system
requires a change in the dominant culture, structure and practice. We described
two initiatives, CIHR-SPOR and PARADIGM, which aimed to enable and advance
patient engagement. These case studies provided insights into how a change in
the dominant culture, structure and practice can be facilitated. This chapter brings
together the study findings to answer the main research question of this thesis:

How can the embedding of patient engagement in health research
be enhanced?
Embedding was interpreted as integrating patient engagement across the
research cycle, to the point that it is no longer considered an ‘add-on’ but simply
‘the way we do research’, i.e. the new ‘normal’ culture, structure and practice.
The embedding of patient engagement was considered to be enhanced if the
quality, amount, and/or strength of patient engagement practices improved. We
hypothesized that infrastructures would be needed to facilitate the embedding
of patient engagement. We defined infrastructures as the facilities, services and
structural elements needed to enable or enhance patient engagement to support
the functioning of a needs-oriented health research system.
We formulated three sub-questions:
1. How to facilitate connections between researchers and patients?
2. How to facilitate competence building for meaningful patient engagement?
3. How to facilitate collective learning and strengthen patient engagement practices?
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This chapter begins with the key findings derived from the studies, followed
by an elaboration of the study findings. We also reflect on the contributions
of the explored infrastructures to the embedding of patient engagement and
what is further needed. Subsequently, we present practical and methodological
considerations and suggestions for practice and future research. Our reflections
and suggestions for practice and future research have been enriched by feedback
from a group of researchers, patients, patient organisation representatives, and
professionals from Europe and Canada gathered during a validation session
organised in June 2021 as described in Chapter 3.

10.1 Key findings
We identified and implemented three enabling strategies for system change: (1)
matchmaking support for connecting actors; (2) training to facilitate competence
building; and (3) monitoring and evaluation to facilitate collective learning. As
part of these strategies, we built infrastructures to support patient engagement,
such as recruitment services and training facilities, as well as a monitoring and
evaluation (M&E) framework, as a stepping stone towards an M&E facility. As a
result, the perspectives and attitudes of participating actors towards experiential
knowledge and the value of patient engagement changed. In practice, new
relationships were formed, competencies improved, and new research practices
in which patients are partners emerged. Furthermore, the Patient Engagement
Monitoring and Evaluation Framework developed as part of this thesis provides a
structured way to facilitate conversations among diverse stakeholders about the
objectives of patient engagement, the process of change, and meaningful metrics.
Participatory evaluation approaches stimulated collective learning on the practice
and the shared value of patient engagement. Below we elaborate on the study
findings for each sub-question.

Enabling connections between researchers and patients
In case one (CIHR-SPOR), specific attention was paid to the creation of SUPPORT
Units across Canada, which, as part of their mission, bring stakeholders together
to address pressing health-care issues. As explained in Chapter 2, due to the
historic systemic features, connections between researchers and patients rarely
exist. Rules and regulations prohibit direct contact with patients to prevent ethical
problems related to drug promotion. Stakeholders expressed that they experience
difficulties in finding patient partners. Therefore, we looked for ways to facilitate
connections between researchers and patients.
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We identified three matchmaking infrastructures (case-by-case approach, thirdparty model and directory model) and four specific strategies for reaching patients
(social marketing, community outreach, health system recruitment and partnering
with other organisations), which are described in Chapter 4. Infrastructures available
to researchers and patients vary by country, province and/or context. A third party
may act as a matchmaker or an online directory of patients and research projects
may be available. Health system recruitment seems to be effective for finding
patients with a particular condition or experience, while community outreach seems
to be more helpful for reaching specific communities such as minority or cultural
groups. Social marketing (e.g. via radio, TV, newspapers) tends to be successful for
reaching large groups to recruit those who can self-identify as potential partners.
Partnering with marketing companies can assist in randomly recruiting the wider
public, while partnering with advocacy groups or charitable organisations can be
helpful to reach specific perspectives on issues that patients in that group tend to
face. Each recruitment strategy can be used within each infrastructure, although the
recruitment process and approach might be slightly different (Chapter 4).
To facilitate connections between stakeholders, the Newfoundland and Labrador
SUPPORT Unit (NL SUPPORT) decided to offer ‘matchmaking’ services (following
the third-party model) using multiple recruitment strategies to create a diverse
pool of patients. Other scholars have also suggested the creation of single access
points or ‘matchmaking’ services for patients and researchers (Miller et al.,
2018). Such a matchmaking infrastructure could be developed by organisational
actors, such as funding agencies, universities or research hospitals, or emerge
through collaboration. Pharmaceutical companies and regulatory agencies may
develop their proprietary databases to identify partners or find their partners
via intermediary organisations (e.g. via a patient organisation) or platforms (e.g.
EUPATI Matchmaking tool).

Reflections on how matchmaking support facilitated change
In case one (CIHR-SPOR), we worked on creating an infrastructure for connecting
researchers and patients. The question is to what extent such services or
databases facilitate connections and whether this infrastructure is sustainable.
Three overarching observations can be made regarding the contribution of
matchmaking support to changes in the dominant culture, structure and practice
of the health research system.
Concerning the cultural domain, a first step needed for change has been observed:
the creation of a matchmaking infrastructure resulted in more awareness among
actors about the limited relationships between researchers and patients and the
structural elements that hinder these connections. Patients who signed up for the
matchmaking services had a positive attitude towards engagement in research.
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We noticed that mainly researchers with intrinsic motivation and those who are
required by the research funder to engage patients make use of matchmaking
services. Interestingly, midway their research project, most researchers and
patients believe that patient engagement adds value (Chapter 6). We did not
observe any differences in short-term outcomes between those whose primary
reason to engage patients was because it was required by the funder and those
who expressed intrinsic motivation. This suggests that the attitude of researchers
towards patient engagement could change during the collaboration.
Changes in the structural domain are evident as we have built an infrastructure to
connect researchers and patients. We noticed that matchmaking infrastructures
save researchers time, resources and stress and thereby reduce some of the
barriers to patient engagement. We found that online matching platforms are
particularly accessible to patients who self-identify as a partner and can selfregister. Matching infrastructures do not necessarily result in engagement of a
diverse group of patients (Chapter 4). Lack of diversity in patient groups in terms
of age, education, sex and/or ethnicity is a concern frequently raised (Maguire &
Britten, 2017). Individuals who are not a member of a patient organisation and/or
structures such as directories or platforms may be excluded from engagement in
research. Universal ‘one-size-fits-all’ recruitment and engagement approaches do
not enable diverse patient groups to become involved in research. Recruitment
in familiar locations and/or via a familiar recruiter (e.g. community partners,
volunteers, family or peers) is essential to mobilise those who seldom share
their voices in research, as also found by Goedhart (2021). If health research
systematically excludes some groups their needs may remain unrecognised
and unmet (Maguire & Britten, 2017). In addition, the representativeness of
patients involved could impact the recommendations and insights gained from
patient engagement practices and therefore indirectly influences the equity and
accessibility of the research itself. We found that demographic, socioeconomic,
environmental, psychological and health characteristics could influence the
interest of patients (Chapter 4). Moreover, cultural values may affect people’s
attitudes towards becoming a patient partner. Participants of the validation
workshop, for example, mentioned that volunteerism and collective action
for societal benefits is rooted in the Canadian culture. In Europe, some patient
organisations have been very successful in building patient expert capacity and
promoting research to cure or prevent a specific disease. However, there are
also concerns about the independence of patient organisations due to potential
conflicts of interest (Rose, 2013). This may increase the risk of harm to individuals
and power imbalances. There is no European or international legislation defining
the rules of patient engagement. However, ethics guidance and code of conducts
to facilitate meaningful partnerships have been developed by the PARADIGM
consortium and a SPOR working group.
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Changes in the practical domain were observed, and numerous relationships
emerged through matchmaking services. At NL SUPPORT, we managed to
recruit a pool of patients via various strategies and connected those to research
projects. However, it is unclear whether those connections resulted in long-term
relationships. Maintaining relationships to ensure continuity and sustainability
during and beyond engagement activities may require a role for patients in the
governance of health research systems, as also suggested by others (Miller et al.,
2018). There is a need for ongoing communities and networks so that trusted
relationships can be built and maintained.
We conclude that matchmaking infrastructures can facilitate the embedding of
patient engagement by enabling connections between researchers and patients.
We argue that it is important to address shortfalls in the existing infrastructures
and acknowledge the patient perspectives that are missing. Furthermore, it
should be kept in mind that infrastructures are only maintained as long as they
are financed by organisational actors or other business models (e.g. fee for
service). On the other hand, matchmaking infrastructures may only be needed on
a temporary basis until long-term relationships are formed. Follow-up of matches
is needed to gather insights into the continuity of relationships.

Training to enhance competences
As described in Chapter 2, stakeholders should be given access to learning
resources to facilitate meaningful patient engagement practices. The literature
suggests that capacity and competence building can accelerate change at an
individual level (Chapter 2). A commonly identified strategy to build capacity for
patient engagement focuses on the provision of information and training as part
of a learning infrastructure.
CIHR-SPOR decided to develop a national curriculum to support people with
engaging patients in research or becoming involved in research. During the
development process, it was suggested that the curriculum should model the
environment and interactions in the real world, to help individuals see how
their knowledge and experience differs from other individuals. Therefore, it was
decided that the curriculum should include individuals from all stakeholder groups
– patients, researchers, health professionals and health system decision-makers
– and delivered using a co-learning model. Co-learning can be seen as a type of
collective learning which redefines the traditional expert–learner relationship
by creating an environment in which actors interact and exchange perspectives,
knowledge, and skills. The curriculum was designed to build mutually beneficial
relationships by ensuring that all stakeholders acquire basic knowledge about
health research with the skills necessary to engage in a variety of roles and the
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attitudes essential for establishing meaningful partnerships. It was decided
to develop three modules: (1) Introduction to Patient-Oriented Research; (2)
Fundamentals of Health Research in Canada; and (3) Building Partnerships and
Consolidating Teams. The goal of module 1 was to foster an understanding of
patient-oriented research and provide an opportunity for people to assess how
they may wish to become engaged. Module 2 aimed to engage patients, other
non-researchers (e.g. health care professionals and system decision-makers) and
researchers in conversations about what health research is and their role in the
research process. The goal of module 3 was to learn participants how to support a
research team as it goes through stages of team development (Chapter 5).

Reflections on how training facilitated change
Three overarching observations can be made regarding the contribution of
training to changes in the dominant culture, structure, and practice of the health
research system.
Changes in the cultural domain were observed. Actors who attended co-learning
training sessions began to understand different sources of knowledge (e.g.
scientific, professional, experiential) and the value of patient engagement
(Chapter 5). This was stimulated by interactive learning activities during which
diverse actors exchanged perceptions on knowledge, values, and ways of seeing
health research. Furthermore, we found that the co-learning format exposes
actors to other perspectives and thereby stimulates reflection on assumptions
and values. Similarly, course developers and facilitators learned from each other
and broadened their perspectives on concepts, knowledge and skills needed
for patient-oriented research by co-producing and co-delivering the curriculum
(Chapter 5).
With respect to the structural domain some changes have become visible. Through
CIHR-SPOR a learning infrastructure was created exemplified by co-developing
the content of the curriculum followed by a national ‘train-the-trainer’ workshop
to establish countrywide certified facilitators who were tasked with delivering
the (draft) curriculum. Recently, a national training platform was created to
support systematic capacity building beyond the siloed approaches of training
by engaging stakeholders from all relevant disciplines, sectors, geographies and
cultural perspectives (Canadian Institutes of Health Research, 2021). At this time,
the structural embedding of training, and in particular co-learning, is less evident,
as most programmes are offered as add-on modules and are not integrated
into existing programmes. As described in Chapter 2, competencies needed for
patient engagement are often not addressed in traditional research education
or organisational professional development programmes. Changes in curricula
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are needed to ensure the sustainability of training the competencies for patient
engagement. Mandatory training on patient engagement as a requirement for
funding could also enhance embedding and sustainability, but may result in
tokenistic engagement and should therefore be accompanied by strong leadership
and a support package, as others have also suggested (Elberse, 2017).
Changes in the practical domain were found as well. We observed that participants,
developers and facilitators built relevant knowledge, skills and attitude for patient
engagement. For example, stakeholders gained an understanding of ways patients
can be involved in health research and the guiding principles that underpin patient
engagement. Researchers gained an understanding of participatory approaches
and teamwork skills, e.g. how to share decision-making power and organise team
meetings. Patients gained basic knowledge about different stages and types of
health research, the peer-review process, and ethical considerations. Stakeholders’
attitudes towards building partnerships, mutual trust and shared value evolved.
Furthermore, co-learning was found a catalyst for building relationships (Chapter
5). The majority of patients became involved in health research after training
(Chapter 5). Most patients and researchers who attended training sessions
worked together in various phases of the research process (Chapter 6). Other
programmes also found an increase in patient engagement after training (EUPATI,
n.d.). Evaluation of patient engagement training programmes is not frequently
captured in the literature. However, there are a few studies that also found that
co-producing training results in participatory skills and confidence of the individual
facilitators themselves (Horobin et al., 2017; Meudell et al., 2017). Literature in
the field of capacity building lists a broad range of competencies individuals need
for patient engagement in health research (Frisch et al., 2020). However, capacity
building has been limited to a relatively narrow subset of competencies such as
knowledge about participatory approaches and research methods (Chilvers, 2013;
Frisch et al., 2020), resulting in mainly instrumental learning, and limited reflexive
and relational learning (Chilvers, 2013). Our findings suggest that a co-learning
model stimulates reflexivity and relational learning in practice.
We conclude that training can facilitate the embedding of meaningful patient
engagement, particularly when using co-learning models, but requires resources
to experiment in practice (e.g. through inter-and transdisciplinary research grants
or programmes that address unmet patient needs, or continuous funding for
patient engagement). Integration within existing educational and organisational
structures is needed to create a sustainable learning infrastructure. Furthermore,
it should be kept in mind that not all patients have to, and would like to, be
trained. As explained by other scholars (Pittens, 2013; Thompson et al., 2012;
van de Bovenkamp & Zuiderent-Jerak, 2015), patients may gain recognition by
having similar knowledge as the actors in the system, which may lead to more
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equal relationships. However, as a consequence, it may also result in sharing
less experiential knowledge as patients adapt to the system, and may lose their
credibility as a representative of the patient community (Pittens, 2013; Thompson
et al., 2012; van de Bovenkamp & Zuiderent-Jerak, 2015). People who are trained
could be mentors for others (e.g. peer-to-peer learning). System innovation
literature suggests that capacity for change is best built via networks and learning
by doing (Chapter 2). Therefore, we argue that learning infrastructures should,
besides formal training opportunities, include a variety of learning activities, such
as learning by doing, peer learning, coaching and mentoring. Training individuals
to build competencies for change can support system innovation processes.
However, collective learning is needed to fundamentally change the dominant
structure, culture, and practice.

Monitoring and evaluation for collective learning
Collective learning can be considered as an expansion of individual learning
taking place at a group level. It aims at building reflexive capacity by unpacking
routines and shaping new practices with diverse actors as described in Chapter
2. Monitoring and feedback mechanisms are commonly identified strategies to
stimulate collective learning and can lead to improved quality (Wensing & Grol,
2017). Multi-actor networks, communities of practice, and experiments can
provide a platform for interactions between actors. Boundary objects can also be
used to facilitate interactions between different knowledge systems (Chapter 2).
Stakeholders in both cases expressed a need for feedback and wanted to
demonstrate the ‘return on the engagement’ for all players. However, stakeholders
struggled to agree on a shared purpose, meaningful metrics, and appropriate
methods to monitor and evaluate patient engagement which ultimately resulted
in a lack of clear learning and feedback cycles. Several scholars have emphasised
the importance of reflexivity, as underlying values and assumptions shape
stakeholders’ perspectives (Grin, 2020; Wynne, 1993) and power relations
influence what and whose learning is valued and shared (Oswald & Taylor, 2010).
Reflexive methodologies can be used to stimulate reflexive capacity building by
engaging diverse actors in a collective learning process, as described in Chapter 2.
In the case studies, we brought diverse actors together to exchange their values,
assumptions and learnings. Through these interactions, we aimed to stimulate
collective learning. We used different methodologies and stimulated reflexivity by
using a boundary object as described below.
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In both case studies, we encouraged stakeholders to collaboratively design,
implement and use monitoring and evaluation to strengthen patient engagement
practices (Chapters 6, 8, and 9). We found that the (perceived) value of patient
engagement varies depending on the stakeholder group and metrics of interest
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differ accordingly (Chapter 7, 8). We found that the participatory M&E approach
was helpful to decide on ‘what’ is being measured to answer questions relevant
to local contexts (Chapter 6). It was a challenge to find appropriate measurement
tools; available tools vary in quality, do often not measure the metrics selected
by stakeholders, and are mostly designed by researchers. Our findings suggest
that a single questionnaire will not be able to capture the complexity and impact
of patient engagement (Chapter 6). We concluded that at that time available
metrics and methods are of some use in measuring impact but are not sufficient
to understand the pathways to impact, nor assess whether interactions between
researchers and patients lead to change (Chapter 7).
Therefore, we co-developed an evaluation framework by reflecting on what
different actors perceive as value (Chapter 8). This framework can act as a boundary
object to facilitate collective learning through interactions between individuals
and organisations from different knowledge systems (Chapter 2). The framework
represents the diverse perceptions on the value of patient engagement and is
thereby stable enough to be used in the system while allowing flexibility to serve
different communities and settings. The framework acts as an objective-oriented
tool, which aligns with the benefit-based lens of the dominant constellation, while
also stimulating actors to consider other evaluation components to understand and
show the value for others. We stimulated learning and reflexivity by encouraging
actors to co-create ‘sets of metrics’ that relate to each other to capture ‘how’ patient
engagement works. Furthermore, we stimulated actors to think about (contextual)
conditions and assumptions important for the success or failure of engagement
practices. We found that people struggled to understand the influence of contextual
factors until an external facilitator pointed those out (Chapter 8). Furthermore,
we found that patient engagement practices largely differed in what they aim to
achieve which hindered standardisation of metrics. We concluded that there is
no ‘one fits all set of metrics’ appropriate for every organisation or initiative. We
tried to strike a balance between metrics that encouraged flexibility and those
that offered a means of standardisation. Our findings of a metrics prioritisation
exercise in the rare disease context suggest that input, process, and, short-term
outcome metrics could be standardised for (community) advisory boards, whereas
long-term impact metrics need to be tailored to the objectives of the collaboration
(Chapter 9). Furthermore, diverse stakeholders co-created four sets of metrics
based on non-disease specific objectives of engagement, providing actors with a
‘rough plan’ for monitoring and evaluation. The framework guidance encourages
individuals to reflect on organisational contexts and stakeholders’ perceptions to
produce a meaningful set of metrics for those involved (Chapter 8).
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Reflections on how monitoring and evaluation facilitated change
We aimed to support and embed a collective learning culture, by co-developing
tools and methods to monitor and evaluate new research practices in which
patients are involved as partners. Three overarching observations can be made
regarding the contribution of our work to changes in the dominant culture,
structure, and practice of the health research system.
We observed some cultural change; actors began to understand different
perspectives on the value of patient engagement and ways of measuring this.
Shifts were seen from predominantly impact-oriented evaluation approaches
towards monitoring the process and progress over time (Schuitmaker-Warnaar
et al., forthcoming). Cultural boundaries influenced the selection of metrics and
measurement methods, e.g. researchers preferred a Likert-scale survey to capture
the progress and outcomes of patient engagement efforts (Chapter 6). Industry
professionals mainly suggested quantitative metrics to measure the impact of
patient engagement (Chapter 8). These observations suggest that actors within
the dominant constellation demarcate the boundaries of their field by valuing
quantitative over qualitative methods as embedded in their institutional culture,
leading to cultural reproduction (Albert et al., 2009) rather than thinking critically
and creatively about measurement methods applicable to specific contexts
(Schuitmaker-Warnaar et al., forthcoming).
Concerning the structural domain, we created an evaluation framework to support
embedding of collective learning cycles. The framework was tested by 24 patient
engagement initiatives. Reflection meetings held between the facilitators and
the case contributors resulted in collective learning about meaningful patient
engagement and appropriate evaluation strategies. The structural embedding
of monitoring and evaluation itself is less evident, as most companies, research
institutes, and (patient) organisations do not have the capacity, resources, and
expertise needed for evaluation activities, impeding them from learning from and
advancing practices. We co-developed tools (e.g. measurement tools, evaluation
framework) that can be tailored to local contexts, which could enhance the
uptake of evaluation activities. We argue that more supportive structures (e.g.
platforms for collaborative monitoring, evaluation and learning) are needed to
further foster collective learning and meaningful engagement. This also requires
adapting existing reporting and accountability structures to facilitate a continuous
learning process as suggested by Regeer et al. (2016). To enable the evaluation of
system change, there is a need to track relevant learnings and changes in rules
and relations and reflection on institutional settings (Arkesteijn et al., 2015).
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In the practical domain, our findings suggest that participatory evaluation
approaches can stimulate collective learning on the practice, and the shared
value, of patient engagement (Chapter 6, 9), and ultimately strengthen practices
when feedback loops are implemented. The concept of participatory evaluation
is not new, it draws on other participatory research traditions, and emerged
as a response to the conventional ‘top-down’ evaluation approaches (Estrella
et al., 2000). In the literature, participatory evaluation has been described as
an evaluation strategy that seeks social transformation, by enabling collective
learning through the involvement of diverse actors in evaluation (Núñez & Úcar,
2013). We noticed, however, that most pharmaceutical companies preferred
not to engage patients in evaluation. Despite attempts to foster a participatory
approach, most companies decided to measure only elements of importance to
their business without aiming to understand impacts for other stakeholders. One
could argue that the focus on private benefits and lack of reflexivity confirms that
the constellation is resistant to change. Frontrunners in these organisations felt
restrained by organisational structures such as existing reporting structures and
time pressures (Schuitmaker-Warnaar et al., forthcoming). In contrast, patient
organisations were open to engaging industry partners in designing a tailored
evaluation framework (Chapter 9).
In sum, M&E could enhance the embedding of patient engagement through
feedback loops, provided it includes a participatory and reflexive approach. The
evaluation framework developed with the PARADIGM consortium provides a tool
to facilitate conversations between stakeholders about objectives of engagement
and meaningful metrics. Furthermore, the framework provides a structure to
understand the process of change and relationships between resources, activities,
learnings, impacts, and contextual factors that influence change. However, we
found that more work is needed to embed this structure in organisations to allow
reflexivity and ensure collective learning to embed meaningful engagement.

10.2 Overall conclusion
This thesis started with the public mistrust in science and research waste, and
therefore the need to change the health research system from a supply-oriented
towards a needs-oriented system through engaging patients. The two cases
described in this thesis provided insights into strategies that actors, including
transdisciplinary researchers, can employ to change the dominant culture,
structure, and practice of the system. The matchmaking infrastructure, training
infrastructure, and the M&E framework facilitated connections and interactions
between diverse actors and enhanced learning. As a result, we observed changes
in the cultural, structural and practical domains of the health research systems.
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We conclude that the infrastructures and tools developed as part of this thesis
enhanced the embedding of patient engagement to some extent. Suggested
strategies to further facilitate the embedding of patient engagement include
adapting governance and accountability structures, integration of training in
existing educational and organisational structures, and creating an infrastructure
for collective learning cycles. In Table 10.1 we summarise how the embedding
of patient engagement can be enhanced to support the change to more needsoriented health research systems.
Table 10.1 An overview of strategies to enhance the embedding of patient engagement in health research
systems
Strategies to facilitate changes in the dominant
culture, structure, and practice found in the cases

Strategies to further facilitate the
embedding of patient engagement,
based on our reflections

Connections

• Matchmaking infrastructures to facilitate
connections between the research
community and the patient community.
New relationships are formed when
stakeholders are brought together to
address pressing health issues.

• A role for patients in the governance of
health research systems to reinforce
long-term relationships and power
changes.

Competence
building for
meaningful
patient
engagement

• Training infrastructures to facilitate
individual learning. Training can be an
important tool to build competencies.
Furthermore, co-learning can be a
catalyst for building relationships and
could change people’s perceptions and
attitudes towards patient engagement.

• Diverse learning opportunities to ensure
that actors can (1) learning by doing
(experiential learning), (2) informally
(peer learning) and (3) through
improved courses and programmes
(formal learning).

Collective
learning

• Boundary objects that stimulate relational
work and dialogues between different
knowledge systems, through objects that
offer a shared structure while allowing
flexibility to serve different communities.
• Monitoring and evaluation to stimulate
feedback and learning about practices
and impacts. Cultivating a shift from
impact evaluation approaches towards
(reflexive) monitoring can facilitate
collective learning and as a result, modify
the organisation’s beliefs and structures.

• Integration of training in existing
educational and organisational structures
to ensure sustainability.
• Monitoring, evaluation and learning
infrastructure for collective learning
cycles
• Increasing institutional M&E capacity,
resources, and expertise to foster
the implementation of continuous
improvement cycles.

• Participatory evaluation approaches
stimulate collective learning on the
practice and the shared value of patient
engagement by engaging those involved.
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• Multi-actor networks or coalitions for
relationship building and peer learning
activities. Joint reflections on lessons
learned are optimised when stakeholders
frequently meet and can help to break
down fragmentation in the system.
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10.3 Validity of findings
In this section, we discuss issues regarding the validity of the research findings.
We discuss the role of researchers, role of partners, transdisciplinary methods,
research participants, and generalisability of findings.

Role of the researchers
In the research forming part of this thesis, the researchers took on various
roles (e.g. monitor, change facilitator and capacity builder). In both cases, the
researchers were commissioned to facilitate multi-stakeholder dialogues as part
of the project activities. Researcher bias can occur, even more so when some of
the researchers are also part of the implementation team. Moreover, I took on the
role of ‘change agent’, holding the belief that the health research system has to
change, including the normative viewpoint that patient engagement is important,
and trying to contribute to that change through action. This may have created bias,
for example, an overemphasis on the benefits of patient engagement compared to
the costs. Nonetheless, we consider that researcher bias was minimized through
member checks, triangulation of researchers, and involvement of stakeholders
outside the research team as described in Chapter 3. I have also tried to reduce
bias by explicitly gathering the perspectives from actors with different interests.
For example, by working with stakeholders, attending conferences, and organising
a validation workshop. Furthermore, we formulated metrics neutrally and also
looked at possible negative impacts of patient engagement in the studies.

Role of partners
The studies described in this thesis were conducted with actors within the
dominant constellation. In multi-stakeholder settings, one has to be especially
aware of power dynamics as dominant voices may influence the research process
(Sarkki et al., 2013). For example, in case two we had to navigate the wishes of
partners in the PARADIGM consortium (e.g. standardisation, result-oriented
evaluation), where we aimed to stimulate learning and new evaluation approaches
(e.g. based on theoretical insights). The question of ‘who determines what counts
as evidence and appropriate metrics’ can be dominated by the point of departure
of the stakeholders involved. Their agenda and perceptions of evidence are mainly
based on the current research culture, structure, and practice. Therefore, we paid
attention to power dynamics and included non-dominant (patient) perspectives.
In all studies, we balanced the viewpoints of different stakeholders by involving
(where possible equal) representation of each stakeholder group in the research
process. Other voices that may have different ideas were also sought (via
conferences, articles, blogs, open workshops).
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Transdisciplinary methods
Transdisciplinary methodologies were found useful to stimulate shared decisionmaking and co-production of knowledge. Study A (Chapter 4), was conducted in a
less participatory manner than the other studies, as patients were mainly consulted
at the beginning and end of the study and could have been more involved in other
phases of the study. The methodologies of Interactive Learning in Action applied
in study F (Chapter 9), helped to structure the participatory processes. We initially
aimed to apply Reflexive Monitoring in Action in study E (Chapter 8) but found
that this was difficult as participants were reluctant to involve an independent
observer/monitor. Also, participants were not used to reflecting on their actions
and assumptions. The methodology helped to start some conversations though
it was not possible to complete the full monitoring cycle in the time available. In
addition, actors struggled to understand contextual factors and systemic features
that hinder new practices. Although the guide produced by van Mierlo et al. (2010)
is useful for monitors, project managers and policy officers, more explicit guidance
for actors who are not familiar with reflecting on their practices is needed to
stimulate institutional reflexivity. The reflective questions developed by Davies et
al. (2020) may provide a helpful starting point to stimulate individual reflections
or discussions within a group. Systems innovation tools and e-learnings can also
be useful to increase the capacity of individuals and organisations to undertake
systems-level innovation (Systems Innovation Platform, n.d.).

Inclusiveness and representativeness of partners
A strength of the studies included in this thesis is that they departed from the
needs of the individuals and organisations involved and engaged patients and
other stakeholders in the research process. Although mainly frontrunners and
early adaptors were involved in the studies, they also brought the perspectives
of other people within their organisation or community. All patients involved in
the studies spoke English, as this was the language spoken in the country (case
1) or the project (case 2). In case two, partners in the studies were mainly from
countries in Western Europe, and in case one they were mainly located in Eastern
Newfoundland. Therefore, the perspectives of patients living in other communities
or locations were limited.
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Research participants
In the studies part of this thesis, we aimed for a diverse representation of stakeholders. Collecting perspectives from seldom heard groups (young people and
people with Alzheimer’s) was given priority in the PARADIGM project. Nevertheless, an underrepresentation of people with a low socio-economic status, those
who do not speak English, ethnic minorities, and people from Labrador (Canada)
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and Central and Eastern Europe can be observed in the studies underlying this
thesis. This can have caused bias as their needs, perspectives and values can be
different to those who participated. Furthermore, their context can be different,
for example, Alzheimer’s disease is not recognised in some Central and Eastern
European countries, Alzheimer Associations in these countries are mainly focused
on increasing the levels of awareness on the disease itself. Patient engagement
is not yet happening, whereas in Western Europe Alzheimer Associations work
on patient empowerment and patient engagement in health research (Goedhart
et al., 2020). Furthermore, cross-cultural differences may impact the feasibility,
applicability and processes of patient engagement. This requires further investigation to design infrastructures that support meaningful patient engagement in
different contexts.

Generalisability
A strength of this thesis is that studies took place in different contexts and research
systems. The initiatives (CIHR-SPOR and PARADIGM) shared some common
characteristics and differed in terms of the actors, power dynamics, and phase of
embedding. Due to these differences, there is a need for caution in generalising
findings, although learnings from both initiatives can be valuable for those who
wish to facilitate system change. The fact that similar governance and strategies
can be found in both initiatives and the literature on system change increases the
likelihood that the identified strategies are useful for ‘doing’ system innovation.
The findings are well supported by literature and theories. While theories provide
conceptual guidance, the initiatives and studies described in this thesis offer a
better understanding of how system change can be operationalised in real-world
settings. The generalisability of study findings differed for each study and are
described in each Chapter.
This thesis looked mainly at infrastructures to facilitate system change. Other
strategies such as rules, regulations, and incentives, and the extent to which a
change in power dynamics occurred, were not studied as part of this thesis. There
are multiple pathways for achieving system change, so based on the findings of
this thesis we cannot suggest the best approach, as well as the fact that system
change is an unpredictable process as actors shape the system. The shift towards
a more needs-oriented health research system is a worldwide movement, and this
thesis presents the complexity, strategies and challenges for embedding patient
engagement in health research systems. Our reflections have been enriched by
feedback from a group of researchers, patients, patient organisation representatives, and professionals from Europe and Canada as described in Chapter 3.
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10.4 Considerations for practice
This thesis explained that an entire community of people is needed to transform
the health research system. Policy-makers, patient organisations, patients,
research institutes, research funders, pharmaceutical companies and other actors
can learn from this thesis to realise a more needs-oriented research system.
Below we highlight some considerations for practice which were enriched by a
workshop held with researchers, patients, patient organisation representatives,
and professionals from Europe and Canada.

Balancing strategies for system innovation
In the literature, there is much about bottom-up (niche induced) approaches and
patterns of system change (Loorbach & van Raak, 2006; Voß et al., 2006). From
a systems perspective, a change in the culture, structure and practice can best
be facilitated by reflexive strategies, learning by doing, and multi-actor networks
(Voß et al, 2006). In practice, strategies derived from the implementation science
field e.g. Grol and Wensing (2013) are also used to stimulate change at individual
and organisational levels. Facilitating, or voluntary, strategies such as e.g. training
and monitoring and controlling, or non-voluntary, strategies such as e.g. rules,
incentives and regulations. The transition path towards a needs-oriented health
research system seems adaptation dominated (Chapter 2), in response to stress
and pressure, stimulated by facilitating strategies, multi-actor networks and
learning by doing. More controlling, non-voluntary, strategies such as making
patient engagement a requirement for funding or publication may accelerate
system change (Cavaller-Bellaubi et al., 2021). Incentives related to patient
engagement could be implemented, such as engagement awards or integrating
patient engagement work in tenure and promotion processes. Incentives could
also be external to the organisation (e.g. EURORDIS Black Pearl Awards, EFPIA
Health Collaboration Award) as also suggested by Cavaller-Bellaubi et al. (2021).
Research funders, the European Medicines Agency (EMA) and the US Food and
Drug Administration (FDA), are seen as catalysts for change (Cavaller-Bellaubi et al.,
2021; Myers et al., 2020) as they can set conditions for accessing relevant resources
for research, and can thereby influence changes in medicines R&D. As demands
to incorporate patient input in R&D increase, companies and research institutions
are more likely to engage patients. However, following a systems perspective, no
single actor fully controls a transition process in a top-down manner (Loorbach
& van Raak, 2006), this needs to be supported by infrastructures and collective
learning processes to balance supportive policies with bottom-up cultural change
(Elberse et al., 2017; Schölvinck, 2018).
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Fluidity of careers
In both cases, attention has been given to capacity and competence building.
While formal training can be a useful strategy for competence building at an
individual level, it should be accompanied by other forms of learning and career
development. Embedding patient engagement in health research decision-making
may also require new ways of thinking about the knowledge and skills needed
in organisations. Participants of the validation workshop suggested additional
strategies such as employment of patients at pharmaceutical companies,
researchers at patient organisations, offering multi-ployment or secondment
opportunities to better understand the constraints and perspectives of other
actors. Building patient partners’ careers over periods, not just for a specific
research project, may also inspire people to engage in continuous involvement in
health research.

Fostering a collective learning culture
Sustaining change requires a process of continuous learning and improvement
(Cavaller-Bellaubi et al., 2021). We recommend focusing on creating feedback
loops to foster a collective learning culture. The Framework (Chapter 8) can be
used as a tool to implement such a learning cycle. By applying the framework and
discussing findings, more meaningful patient engagement can be achieved. Using
a framework to monitor and evaluate patient engagement activities can also drive
change by sharing impacts. When enough and high-quality data are available,
peer comparison can be a strategy to influence followers and/or can advance
practices, while stimulating reflection on various contextual factors that influence
research and development and the impacts of patient engagement. Participatory
monitoring and evaluation are key for collective learning. As stakeholders have
different perceptions of the value of patient engagement, it is important to pay
attention to who measures change and who benefits from learning about these
changes. Furthermore, measuring (societal) impacts requires long-term (inter)
national multi-stakeholder coalitions and independent researchers/facilitators, as
no single actor can assess change at a system level.
The change process towards embedding of patient engagement needs to occur at
individual, organisational, and system levels. This requires collective action of all
stakeholders while taking into account that the pace may differ across geographies
and organisations (Cavaller-Bellaubi et al., 2021). By simultaneously working on
and monitoring the culture, structure, and practice, the embedding of patient
engagement in health research decision-making can be supported. Within the
PARADIGM consortium, we also identified metrics for assessing the embedding of
patient engagement. We would argue that a framework to monitor the embedding
process of patient engagement could be useful for actors leading the change in
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organisations to assess this process and monitor change within their organisation
over time. This could provide a better understanding of the domains and elements
that require more attention to facilitate system change. Based on the results of
our case studies, we have developed a highly preliminary framework to provide an
idea of how such a future framework might look like (see Table 10.2). Please note
this is based on a highly limited type of strategies, only those investigated in this
thesis. Such a framework needs to be further developed with stakeholders and
tested in different contexts.
Table 10.2 Preliminary ideas for monitoring the embedding of patient engagement

Culture

Level 0
Status quo

Level 1
Awareness

Level 2
Understanding

Level 3
Adoption

Level 4
Embedding
(new status
quo)

Lack of belief
in the value
of patient
engagement

Some acknowledgement the
value of patient
engagement

Broad acknowledgement of value
of patient engagement but not
organisation-wide

Acknowledgement extends
to the majority
of departments
and functions

Patient
engagement is
regarded the
norm

Possible metrics:
• Belief of stakeholders in the value of patient engagement
• Belief of stakeholders in the value of experiential knowledge for health research
• Changes in attitude/perceptions of stakeholders about the capabilities of patients/carers
Structure Lack of
structure
to support
patient
engagement

Creation of
structures
for patient
engagement

Dedicated (infra)
structures for
driving implementation

Established
(infra)structures,
mostly as
‘add-on’ service,
department or
facility

Integration
of supportive
structures
into educational and
organisational
structures

Possible metrics:
•
•
•
•
•
•
•
•

Availability of matchmaking services
Number of members of patient organisations, groups or databases
Diversity of learning opportunities available
Capacity for patient engagement
Commitment from executive leadership
Time, resources and funding for patient engagement
Role of patients in the governance structures
Feedback loops, reflexive monitoring and evaluation
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Table 10.2 Continued

Practice

Level 0
Status quo

Level 1
Awareness

Level 2
Understanding

Level 3
Adoption

Level 4
Embedding
(new status
quo)

Nil patient
engagement

Ad hoc or reactive patient
engagement,
mainly one-off
activities

Pro-active patient
engagement
at mainly one
decision-point or
phase of research

Implemented
patient
engagement
throughout the
research cycle

Patient
engagement
has become
‘business as
usual’

Possible metrics:
•
•
•
•
•
•
•
•
•
•
•
•

Number of ‘matches’ and continuity of relationships
Preparedness/competence in working with patients/researchers as partners
Trust, honesty, transparency, respect, shared learning, give-and-take relationship
Satisfaction with patient engagement activities
Understanding of patients' experiences and preferences by other stakeholders
Number of research teams engaging patients
Number, type and frequency of engagement activities
Timing of patient engagement activities with stages of the R&D cycle
Number of studies where insights from patients were implemented
Influence of patients' insights on research decision-making
Number of patients cited as authors/contributors in research/articles
Dissemination of learnings in stakeholders’ organisations

10.6 Future perspectives
This thesis described and implemented strategies to enhance the embedding of
patient perspectives into health research as a means to stimulate system change.
Below we provide some suggestions for future research.

System innovation in different contexts
Systemic barriers vary by country, according to the particular political, economic,
socio-cultural, and technological context (Cavaller-Bellaubi et al., 2021). The studies
in this thesis focused on the efforts of pioneers in Canada and Europe to help
transform the role of patients in health research, without comparing approaches.
Comparative case studies at the level of organisations and countries could provide
more insights into systemic barriers in each setting and approaches to achieving
system change in different contexts. Comparative analysis of transitions in health
research systems in low-and middle-income countries could also yield insights.
Furthermore, the preliminary ideas for monitoring the embedding process of
patient engagement presented in Table 10.2 could be further developed, tested
and used as a tool for monitoring the embedding of patient engagement.
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Influence of new technologies and health needs
More pressure and tension may emerge from the landscape, which creates
opportunities for system change. It would be interesting to study how these
conditions influence actors and shape the system. For example, digital health
may influence the way data is collected, continuous collection of data and patient
feedback may become possible. An interesting niche is the emerge of patient
registries (FMDSA, n.d.; PGOsupport, 2021; Syngap, n.d.). Patient organisations and
other patient groups started to collect and store data on patient experience and
other information via apps. This development can result in new power dynamics,
but also raises questions. Who owns the data? How might the data be used and
by whom? Will patient organisations become new research institutions? New
governance models and roles may emerge. For example, the data cooperative
model developed by MIDATA illustrates how individuals can acquire control over
their data and by whom and under what conditions their data can be used by
others (e.g. researchers) (MIDATA, n.d.). Furthermore, new funding models,
such as grants for public-private partnerships, citizens-science, or patient-led
research may flip the system in such a way that patients set priorities and contract
researchers or companies. When confronted with new urgent health needs, such
as COVID-19, organisations risk falling into old routines of doing research (CavallerBellaubi et al., 2021; Glasziou et al., 2020), while collaborations are essential for
the development of treatments and public trust (Marston et al., 2020). At the
same time, we have seen that the pandemic led to greater use of digital health
technologies and has accelerated data availability (Budd et al., 2020).

Evaluation of the process and use of research
We started this thesis by noting that investments in health research are often
wasted by producing and reporting research inadequately. The function of the
health research system is to generate knowledge that can be used for better
health. Over the last decades, various methods have been developed for assessing
the societal impact of research. Rather than trying to measure and attribute the
‘impacts’ of patient input, we suggest mapping all ‘contributions to action’ that are
realised, as also suggested by Kok (2021, p. 271): “research cannot be attributed
to a single actor or factor, but results from a confluence of actions, interactions and
elements that together shape the translation of knowledge into action”. From this, we
can increase our learning about how to better employ health research.
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10.7 Concluding remarks
The research presented in this thesis aimed to contribute to the transition of
the health research system to a more needs-oriented system. It presented three
strategies for system change: (1) matchmaking support for connecting actors; (2)
training to facilitate competence building; and (3) monitoring and evaluation to
facilitate collective learning. Subsequently, infrastructures were built and analysed
that aimed to enable and enhance patient engagement in health research decisionmaking. Changes were observed in the cultural, structural and practical domains
of health research systems. Patient engagement in health research decisionmaking is growing in Canada and Europe. Our findings show that collaboratively
building infrastructures enhanced the embedding of patient engagement in
health research at least to some extent. Furthermore, the studies presented in
this thesis provide an example of how research can be done with patients and
other knowledge users rather than about or for them. I hope that the insights of
this thesis will be an inspiration for anyone who wants to support the shift towards
a more needs-oriented health research system.
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SAMENVATTING
Dit proefschrift vertrekt vanuit een maatschappelijk probleem: publiek wantrouwen
in de wetenschap en verspilling van onderzoeksgelden. Dit komt onder andere
doordat gezondheidsonderzoeken vaak niet goed aansluiten op behoeften van
patiënten. Door patiënten structureel te betrekken bij onderzoek kunnen er
bijvoorbeeld betere behandelingen worden ontwikkeld. Toch gebeurt dit nog niet
altijd. Het structureel betrekken van patiënten vraagt namelijk om een verandering
van het onderzoekssysteem: van een aanbodgericht naar een behoeftegericht
systeem. Dit proefschrift draagt bij aan deze systeemverandering door patiëntenparticipatie in besluitvormende processen in gezondheidsonderzoek te begrijpen
en te verbeteren.
Patiëntenparticipatie betekent het benutten van de specifieke ervaringsdeskundigheid van patiënten en/of hun naasten in onderzoek. Het veranderen van
de rol van patiënten (waaronder hun rol als mede-onderzoeker) en hun invloed
(betrokkenheid bij besluitvormende processen) kan gezien worden als innovatie.
Dit proefschrift bouwt voort op theorieën over systeeminnovatie (Hoofdstuk 2)
die stellen dat een diepgaande verandering van de huidige cultuur, structuur en
praktijk nodig is om innovaties zoals patiëntenparticipatie de norm te maken.
Een systeemverandering vindt niet vanzelf plaats en vraagt betrokkenheid van
alle partijen. Dit proefschrift kijkt naar strategieën voor systeemverandering om
patiëntenparticipatie te faciliteren.
Dit proefschrift bevat zes studies die uitgevoerd werden in samenwerking met
twee initiatieven: Canada’s Strategy for Patient-Oriented Research (SPOR) and (2)
Patients Active in Research and Dialogues for an Improved Generation of Medicines
(PARADIGM) (Hoofdstuk 3). Als onderdeel van dit proefschrift zijn drie strategieën
voor systeemverandering geïdentificeerd en geïmplementeerd:
1. Matchmaking voor het verbinden van patiënten en onderzoekers
(Hoofdstuk 4).
2. Training voor het opbouwen van competenties bij alle stakeholders
(Hoofdstuk 5).
3. Monitoren en evalueren om collectief leren te stimuleren (Hoofdstuk 6, 7, 8, 9).
Als onderdeel van deze strategieën zijn infrastructuren gebouwd om
patiëntenparticipatie te ondersteunen, zoals matching platforms en trainingsfaciliteiten. Ook is er een monitoring- en evaluatiekader ontwikkeld. Het resultaat is
een verandering in perspectief en opstelling van deelnemende partijen ten aanzien
van ervaringskennis en de waarde van patiëntenparticipatie. In de praktijk zijn er
nieuwe relaties onstaan, evenals competenties en onderzoekspraktijken waarin
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patiënten partner zijn. Het monitoring- en evaluatiekader biedt een gestructureerde
manier om het veranderproces en de impact hiervan inzichtelijk en bespreekbaar
te maken. De evaluatieaanpak stimuleerde collectief leren over de waarde van
patiëntenparticipatie.
Een conclusie van dit proefschrift is dat de ontwikkelde infrastructuren patiëntenparticipatie in het onderzoekssysteem tot op zekere hoogte hebben bevorderd.
Het proefschrift eindigt met suggesties om de transformatie naar een meer
behoeftegericht onderzoekssysteem verder te faciliteren met indicatoren om
deze verandering te monitoren (Hoofdstuk 10).
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