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Publishable Summary  

“What is in it for me?” A question we often hear when talking with people who are involved in patient 
engagement practices. Explaining how engagement adds value for stakeholder groups can be an effective 
motivator for patient engagement. The PARADIGM project is a European public-private partnership that is 
developing ways to ensure that patients are always meaningfully involved in medicines development. One of 
the aims of the project is to develop metrics to measure the “return on engagement”. 
 
To explore the effects of patient engagement and ways that they can be assessed, we reviewed 91 articles and 
documents. We focused on three stages in medicines development: 1) research priority setting 2) design of 
clinical trials and 3) regulatory processes and health technology assessment. In this report, we describe how 
patient input can affect studies and the difference this can make to medicines development. We have also listed 
how this can add value for the different groups involved. 
 
What is known: 

 There is no standardised way to assess the outcomes and impact of patient engagement. However, very 
similar benefits and costs are reported throughout the literature.  

 Current literature contains various examples of mainly qualitative methods for evaluating impact of 
patient engagement. Less is known about quantitative ways to evaluate patient engagement.  

 Literature shows that there is a need for a consensus-based monitoring and evaluation framework, 
including metrics. 
 

What this study adds: 

 This study has mapped outcomes and impact of patient engagement with suggested quantitative and 
qualitative measures per key decision-making point in medicines development. 

 The findings of this study have informed an evaluation framework that describes the relationship 
between input, outcomes, impact and value for stakeholders in medicines development, in relation to 
the context and mechanisms of patient engagement.  

PARADIGM will test and refine the preliminary monitoring and evaluation framework that derived from this 
review and will develop metrics for evaluation of patient engagement practices.  

1. Introduction  

Commitment to the inclusion of patients, carers and members of the public in health research, technology and 
service development has increased significantly in the last two decades. The rationale for including patients and 
the public in health research has been explored by numerous authors. Moral, methodological and political 
reasons have all been proposed as arguments for the imperative of their inclusion.  

Moral and ethical arguments encompass concepts of rights, accountability and empowerment for the public 
including members of groups who might usually be marginalised1,2. Health research involving patients and the 
public is increasingly being promoted on the basis that people who are affected by research have “a right to say 
in what and how research is undertaken”3.  

The political argument is centred on current policy directives, funding and governance requirements. Where 
research and health care are publicly funded the arguments for inclusion partially relate to accountability for 
tax spending4,5.  

The methodological argument relates to the experiential knowledge of patients – acquired by their daily 
personal experience with the condition – which could complement the scientific and expert knowledge of 
professionals, and thereby increase the rationality of decisions and ultimately improve the quality of research6 
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7. The methodological rationale suggests that inclusion of patients confers crucial validity and reliability to 
research and healthcare decision-making1–3,8. 

However, these ‘quality research improvements’ cannot be assumed; therefore evidence for that improvement 
is sought from empirically-based feedback in the form of monitoring and evaluation measures. Furthermore, 
patients have emphasized the need for individual feedback regarding their own experience, as this would 
improve their contributions and increase their motivation to stay involved9. Without robust evaluation 
measures, value may remain hidden and effective practices cannot readily be shared for wider application. 
Accordingly, calls for monitoring and evaluation of patient engagement practices are in line with increased 
expectations for, and publishing about, patient engagement practices across Europe, North America and 
Australasia10,11. The PARADIGM project is an initiative that meets these expectations in relation to medicines 
development in Europe. 

1.1 Objective 

PARADIGM aims to develop a framework for patient engagement practices at three key decision-making points 
in medicines development, namely research priority-setting; clinical trial design and early dialogues with 
regulators and health technology assessment bodies. PARADIGM aims to enhance patient engagement, by 
moving from lower levels of engagement (e.g. consultation) to higher levels of engagement (e.g. collaboration). 
The project’s ultimate goal is to promote and expedite the development of safer, more effective therapeutic 
products for patients. In conjunction with a survey of consortium stakeholder groups on their preferences, 
expectations and aspirations for patient engagement (WP1) and the identification of gaps in current patient 
engagement practices (WP2), we undertook this scoping review (WP3).  

Current literature on patient engagement practices in research contains various examples of mainly qualitative 
methods for evaluating impact of patient engagement. Less is known about quantitative ways to evaluate 
patient engagement. Therefore, we focused on the identification of quantitative methods to measure outcomes 
and impacts. We also included qualitative methods that can be used to assess specific outcomes and impact of 
patient engagement at the key decision-making points in medicines development. This review will inform the 
development of a monitoring and evaluation framework (including metrics) to support patient engagement and 
increase the ‘return on engagement’ for all stakeholders, part of the wider PARADIGM project. The framework 
will be tested and refined by conducting retrospective and prospective case studies (WP3).  

Although the scoping review question specifically relates to patient engagement with respect to three key 
decision-making points in medicines development, we did not limit the search to these contexts as we wanted 
to ensure capture of related publications from health research that might inform the aim of the project. This 
resulted in a substantial data set of variable quality supporting assertions that patient engagement practices 
are difficult to consistently monitor and evaluate. This is due to their social complexity and their dependence 
on the specific context in which patient engagement takes place12.  

1.2 Considerations 

According to Staniszewska et al. the development of an instrument to measure the impact of patient 
engagement should be based on a theoretical model or framework that captures all aspects of patient 
engagement, including the different levels of engagement13. In developing instruments to measure impact, it 
will be important to recognise that there are different audiences and purposes for measuring impact. For 
example, for researchers and industry partners it might be about evidence that patient engagement improves 
the quality of research and uptake of findings, while for patients it might be about the societal benefits and 
demonstrating that patients can make a difference13. Esmail et al. state that there is a need to develop more 
conceptual and practical guidance to drive evaluation of patient engagement; they propose some level of 
consensus on measurable impacts as well as development and validation of measures11. However, it is clear 
from the results of this review that evidence on how to best evaluate the impact of patient engagement is both 
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scarce and (where available) mediated by context, mechanisms and outcomes14. In addition, practices in 
monitoring and evaluation in this field are complex and of variable quality8,15. They point to numerous locally 
mediated approaches including qualitative and quantitative methods and the criteria, indicators and metrics 
used.  

The challenges posed by this review included:  

(1) the relative lack of data on monitoring and evaluation   

(2) the lack of consensus on what should be monitored and evaluated and how 

(3) the lack of consistency in terminology used in relation to patient engagement practices and their 
evaluation. For clarity in this report we have stated the definitions we used in undertaking this work in 
the next section.  
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2. Methods   

We undertook a systematic scoping review of published literature, both academic literature and publications 
from outside academia (known as ‘grey’ literature) to provide an overview of approaches to monitoring and 
evaluating outcomes and impacts of patient engagement practices. We conducted a systematic scoping review 
as recommended for rapid reviews by Arksey and O’Malley16 using their framework, also drawing on Mays et 
al.17 and Peters et al.18. After a preliminary search for a tentative set of literature we conducted the review as 
follows: 

 identified the research question, aim and objective and outlined the review protocol 

 conducted the search of peer-reviewed publications and grey literature 

 included or rejected items based on inclusion and exclusion criteria 

 reviewed the selected items and charted data using a spreadsheet organized reflecting the review aim 
and objective 

 analysed the data with thematic analysis and reported findings both numerically and descriptively 

 consulted with project partners: 
o a workshop to identify the value of patient engagement from the perspectives of the relevant 

stakeholders was held in Brussels, April 10th 2018.  
o preliminary results were presented and discussed during a meeting held in London, July 18th 

2018. 
 

In this section we outline the scope of the review, provide definitions of terminology and describe the methods 
used to conduct the review. 
 

2.1 Scope 

The PARADIGM project aims to develop a framework for meaningful, structured, ethical and sustainable patient 
engagement in medicines development. It focuses specifically on patient engagement practices at three key 
decision-making points in the development of medicines. These points are:  

 research priority-setting 

 clinical trial design 

 early dialogues with regulators and health technology assessment bodies. 

 
These decision-making points were selected for reasons of complementarity with parallel initiatives and in 
response to the highlighted need for early engagement with patients and stakeholders in medicines research 
and development19. However, while the review question specifically relates to patient engagement with respect 
to three key decision-making points in medicines development, we used broader search limits to ensure capture 
of related publications from health research that might inform the aim of the project.  

One of the main challenges of working in patient engagement in health research and development is the variety 
of terminology used to refer to patients and the public and their inclusion in health research and development20. 
The pan-European context of this project underscores the challenge of variation in understandings and 
applications of terminology relating to patient and public inclusion in health research and development. Thus, 
for transparency we define the terms we have used in the process and reporting of this review next.  
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2.2 Draft definitions 

There is considerable variability in terms used for patient and public engagement practices within the field and 
in PARADIGM, but also those relating to measurement and evaluation. For example, the words “measure”, 
“metric” and “indicator” are often used interchangeably and their definitions vary, if they are stated at all. Here 
we provide definitions of terms as we use them in this review. They are informed by the PARADIGM project 
proposal, stakeholder workshops and our discussions during the process of completing the review.  

Patient Engagement 
We define patient engagement as 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 appropriate21. We are aware that the language used to define patient 
engagement (as we define it) differs globally. Thus in our search, we have included terms such as public 
involvement, patient participation, community engagement and user involvement (see Annex 7:1). Also, we 
have not limited our search to the level “collaboration”, we included other levels of patient engagement (e.g. 
consultation) too. We have used the term “patient partner” to refer to the people that contribute to any level 
of patient engagement activities, which can also be substituted for other terms such as patient contributor.  

Research priority setting 
Any process aimed at constructing priorities or agendas for health research and medicine development, from 
funding agencies, charities, or any other body which funds health research or medicine development.   

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

Early dialogues with regulators and Health Technology Assessment (HTA) bodies 
Any process in which medical technology developers communicate with regulatory bodies prior to developing 
a research portfolio to be presented to the regulatory bodies during the regulatory/HTA process. For this 
scoping review we have not limited our research to “early dialogue” but included all studies related to patient 
engagement in regulation processes and heath technology assessment.  

Input 
By input we mean the contribution of patient engagement to medicines development. This includes the 
financial, human and material resources used for patient engagement activities. 

Outcomes 
Outcomes refer to decisions made and things produced as a direct result of patient engagement practices. For 
example, changes made in the clinical design with as result a relevant and ethical research protocol. Outcomes 
are influenced by context and mechanisms and may lead to impact on medicines development.  

Impact 
Impact is the broader effect of outcomes, both positive and negative, of patient engagement on research and 
development of medicines. Impact may be direct or indirect, intended or unintended. For example, study 
quality benefits such as improved recruitment and retention of study participants.  

Value 
By value we mean the wider effect of patient engagement on individuals and organisations involved including 
financial, health and societal benefits and costs. These include better products, reduced costs and altered 
perceptions and behaviours. They influence individual patients and carers, the pharmaceutical industry, 
regulators and policy makers, healthcare providers and payers and wider society. 
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Framework 
A framework is understood as a conceptual structure that identifies and groups processes that make up patient 
engagement activities including outcomes, impact and value; it does not specify the relationships between 
them.  

Monitoring 
Monitoring is understood as the formative evaluation of patient engagement practices in order to strengthen 
them. 

Evaluation 
By evaluation we refer to the “systematic acquisition and assessment of information to provide useful feedback 
about …” patient engagement practices22. Summative evaluation examines the effects of patient engagement 
practices on various measures including outcomes, impact and cost-benefit. 

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

Indicator 
An indicator is a qualitative or quantitative measure that provides a means of expressing achievement of a goal 
or ascertaining the results 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 reports23. 

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

Methods 
Methods in evaluating patient engagement practices are ways to collect information for monitoring and 
evaluating the outcomes and impact of patient engagement practices; for example quantitative, qualitative, 
mixed methods. 

Tools 
Tools are defined as instruments to collect information about patient engagement practices. For example, 
interview guides, questionnaires, log sheets and observation forms are all classified as tools.  

In conducting the review, we were mindful that authors’ understandings of relevant terms might differ and thus 
we had a low threshold for including literature with any suggestion of relevance to the review question at the 
Title/Abstract selection stage. We have adapted our definitions based on the literature that we identified.  For 
example, while our initial definitions for outcomes and impacts were temporally based, we have amended these 
to a causal consequence as impacts may arise from outcomes at different times.  

The draft definitions described above need to be discussed and agreed in the wider WP3 group. 
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2.3 Search 

Prior to finalizing the review protocol and commencing the main review, we did an initial search to identify a 
tentative sample set for a snowballing exercise. Using broad key words (see Annex 7:1) we searched Google 
Scholar for published scholarly articles and Google for grey literature. We also searched the Patient-Centered 
Outcomes Research Institute (PCORI) database and the INVOLVE evidence library. A snowballing exercise using 
references and citations from the 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 literature18. Articles brought to our attention by project partners and other stakeholders were 
added manually. 

Review question: “What methods can be used to monitor and evaluate outcomes and impact of patient 
engagement practices in relation to three decision-making points in the medicines development chain?” 

Accordingly, with the assistance of a specialist librarian we searched CINAHL, Embase, Medline, PsychINFO and 
PubMed databases for peer-reviewed published literature using the key words derived from the initial search 
and snowballing exercise (see Annex 7:1 for an example). 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 1st May 
2018 and 31st July 2018. 

Inclusion criteria: 

We applied search terms using Boolean operators and MeSH terms as outlined in Annex 7:1. The search was 
limited to publications in English. 

Exclusion criteria: 

We excluded articles that did not provide any 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 31st July 2018.  

2.4 Review and selection 

Following completion of the search, duplicated items were removed. Two researchers (TF, LV) independently 
screened all items’ title and abstract and marked them for inclusion or exclusion using the inclusion and 
exclusion criteria. Sources without abstracts were included for review. To ensure inter-rater reliability, selected 
items were tagged, discrepancies discussed and consensus about inclusion or exclusion reached. 

Both researchers read all the selected items in full and followed up references for final inclusion. At this stage 
further exclusions were made; discrepancies were discussed and consensus about inclusion for data extraction 
reached. Items were agreed for inclusion in the data extraction and analysis. TF and LV developed a data 
extraction sheet to record relevant information from each item. The sheet’s categories were informed by the 
review’s question, aim and objective (See Annex 7:2).  

Both researchers extracted data independently from 30% of the scientific articles and then compared their 
findings to agree the approach to data extraction. Thereafter, all the peer-reviewed published papers’ data 
were extracted by LV and the grey literature by TF and LV.  

2.5 Data analysis 

The data in the data extraction sheet were thematically analysed in Excel using methods aligned with Braun and 
Clarke’s flexible approach. This enabled us to provide a rich and detailed account of the data24. As this is a 
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scoping review our intention is to provide a summary of the literature available rather than a meta-synthesis16. 
To achieve the summary we coded data using the scoping review question, aim and objective as included on 
the data extraction sheet. Codes used were benefits (B), costs (C), outcome (O) and impact (I), and types of 
outcomes and impact. For example, the code BO-RT stands for a beneficial outcome related to the research 
topic. Codes were then clustered into themes which were agreed by TF and LV; themes were identified 
deductively and include benefits and costs for each stakeholder group, outcomes or impact per decision-making 
point, indicators, methods or tools. LV and NG clustered the indicators, methods and tools into qualitative and 
quantitative types. Outcomes and impact were mapped to suggested or applied indicators and tools or 
methods. 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 by phone and agreed.  
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3. Results 

We selected 168 documents for full text review. 91 met the eligibility criteria (academic literature n = 77 and 
grey literature n = 14). In Annex 7:3 the flow of articles identified, screened, selected and reviewed are 
presented. Table 3.1 provides an overview of the characteristics of included documents. 

Table 3:1: 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) 

 

Results were categorised by patient engagement at key decision-making points in the medicines-development 
lifecycle on request of the PARADIGM partners. The decision-making point and value were interpreted by the 
researchers if not defined in the article. An overview of the value for patient partners can be found in Annex 
7:4. A summary of positive and negative value for the stakeholders involved can be found in Annex 7:5. Results 
are briefly described in the paragraphs below. 
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3.1 Cross-cutting/overarching values for stakeholders 

Literature suggests that explaining how engagement adds value for stakeholder groups may prove to be an 
effective motivator for patient engagement, by addressing the all-important question, “What’s in it for me?” 
25,26. The value for stakeholders cannot always be easily linked to one decision-making point; it often results 
from patient engagement activities in various phases of the research process. Individuals and organizations also 
gain from patient engagement beyond the trial environment. Studies reported that patient partners increase 
their self-confidence, enhance research and/or gain transferrable skills as well as experiencing enjoyment and 
satisfaction3,25–31. Reports of benefits for individual researchers include inspiration to work towards solutions, 
greater understanding of the health condition concerned, acquired/enhanced communication and facilitation 
skills, and experience of enjoyment, satisfaction and increased recognition from the public and their 
employer3,25,26,30,32,33. Literature suggests that research funders gain by avoiding devoting resources to a topic 
which is not appealing to service users32 and benefit from increased transparency and accountability to 
funders30,34. Furthermore, studies suggest that industry partners benefit from reputational enhancement35, 
while regulators and health technology bodies gain from increased transparency in public decision-making and 
public trust in regulatory processes36,37.  

Besides benefits, a few papers have also identified challenges for stakeholders. Patient partners may feel they 
have limited influence or a fear of tokenistic engagement practices3,26,38–40. They may also feel frustration due 
to the length of the project or resistance to patient engagement26,30,39. Furthermore, they may experience 
confusion and conflict due to lack of clarity about their role in research26. It was reported that some patient 
partners experience stress26,32 and feel overburdened3,26,30,40. Lastly, patient engagement may be time 
consuming26,38,41 and patient partners may experience financial burdens32,42. The literature also reports possible 
negative value for researchers. These include financial costs as more resources and time are 
required26,30,31,34,39,43,44, emotional costs due to increased pressure and changes in working practices3,26,30,32,34, 

and difficulties sharing power over research45. Patient engagement may affect clinical trial budgets, duration 
and efficiency, which could affect researchers and industry partners25,32. Furthermore, patient engagement can 
lead to uncertainty for policy making when different viewpoints suggest different policy responses34. Literature 
suggests that expectations for return on engagement or investment need to take a reasonably long-term view. 
Clinical teams and their collaborative partners need time to gain experience in patient engagement, to learn 
and continuously refine their approach before benefits may be realised46. 

3.2 Patient engagement in research priority-setting  

Below we describe the outcomes, impact and value of patient engagement in research priority-setting, including 
methods and tools that can be used for measurement. An overview of the findings can be found in Table 3:2.  

What to measure? 

Literature suggests that patient engagement in research priority-setting has several specific benefits. Many 
authors argue that the research topic and priorities become more appropriate, based on patients’ 
need3,11,12,29,30,38,45,47–53. Furthermore, research questions, outcomes/end-points, interventions and medical 
technologies become more relevant and usable for patients3,8,11,30,32,33,47,48,50,53–58. Besides that, patients could 
influence funding decisions via patient engagement in peer review3, resulting in societal benefits such as more 
appropriate resource allocation linked to patients’ needs11.  

How to measure?  

The literature proposes and applies a range of measures to evaluate patient engagement in research priority-
setting. A few studies suggest rating the influence of partners in developing the research topics and/or research 
questions and the relevance/importance of studies by key stakeholder groups46,48,49. The Patient-Centered 



  

15 

Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 3.1 Reviewing of existing methods for monitoring and evaluation 
patient engagement 

Outcome Institute (PCORI) uses mixed methods (survey, focus groups, database review) to explore the 
perceptions incorporated into the topic selection process and the kinds of gaps documented as important to 
patients and other stakeholders that were not previously identified59. Quantitative measures are suggested to 
collect information about the perceived importance of studies by patients or the perceived influence of 
stakeholders in research priority-setting46,48. Quantitative measures could also be used for comparison of 
academic and lay scores assigned to research proposals60. Qualitative measures are suggested to explore 
similarities and differences in research priorities49. For example, Brown et al. 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. Their results show that there was more 
emphasis on culturally-influenced research questions, which differed from the Department of Health 
priorities61. Additionally, documentary analyses are conducted to compare patient input and responsiveness to 
ideas6,59.  

Whose value? 

Literature suggest that patient engagement in research priority-setting can result in more relevant evidence for 
patients48,52 and ultimately, products that better meet patient needs62. A few studies also report that patient 
engagement helps researchers and industry partners seek funding and could enhance the credibility of research 
proposals3,11,63. 

 



  

 

 
Table 3:2: Outcomes and impact of patient engagement in research priority-setting, including suggested indicators, methods and tools. 
 

Suggested and/or assessed outcomes 
and impact  
(evaluation criteria) 

Suggested and/or used* measures  
(indicators) 
 

Methods and tools used in published studies to assess outcomes 
and impact of patient engagement  

Domain: usability benefits  
 
Research topic, priorities become more 
appropriate, based on patients’ 
needs3,6,11,12,29,30,38,45,47–53 
 
Research questions, outcomes/end-
points, interventions and medical 
technologies become more relevant and 
usable for patients3,8,11,30,32,33,47,48,50,53–58 
 
 

Quantitative: 

*Rating of partner influence across study phases48 Survey, 1 item, 4 point Likert scale from “none” to “A great deal” 
(investigator-reported)48 

Ratings of relevance made by key stakeholder groups outside the 
research team including service users and grant funders49 

 
 

Ratings of perceived relevance or importance of studies and whether a 
given study addresses an unmet medical need46 

 

Successful priority-setting leads to increases in satisfaction over multiple 
decision cycles. Stakeholder acceptance is indicated by continued 
willingness to participate in the process (i.e. 'buy-in') as well as the 
degree of contentment with the process64 

 

Qualitative: 

Explore similarities and differences in research priorities. Use qualitative 
methods to explore perceptions of relevance49 
 
Proposed impact assessment question: does involving service users on 
research priority development lead to proposals that are perceived to be 
more relevant to key stakeholder groups?49 

Patients with diabetes were invited to focus groups to identify 
research priorities; results were analysed using the constant 
comparative method. Results were compared with current expert-
led research priorities in diabetes61 

*Assess the influence of public involvement in the research agenda 
setting process66 
 

Triangulated approach, involving documentary data analysis, video 
and cassette tape analysis, (direct) observation, and semi-
structured interviews. Document analysis included grant 
applications, reports, minutes to compare patient input and 
responsiveness to ideas66 

*Types of gaps documented as important to patients and other 
stakeholders that were not previously identified59 

Database review and document review59 

*How many submitted topics score well on the topic selection patient-
centeredness criterion59 
 
 

Database review and document review59 



  

17 

Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 3.1 Reviewing of existing methods for monitoring and evaluation patient engagement 

Mixed methods 

*Perspectives incorporated into topic selection process. 59 

 Stakeholder perceptions of topic generation and research 
prioritization process, such as, perceived influence on the 
content of the topic database 

 Relative contributions of the patients and stakeholders in 
ranking submitted topics 

 Panel members’ perceptions of the topic generation and 
research prioritization process 

 Indicators of dynamics in the panel discussion 

 Number and type of stakeholders submitting topics to PCORI 

Focus groups, surveys, and database review59  

Domain: societal benefits  
 
Resource allocation become more 
appropriate, based on patients’ needs11 
 
Influence on funding decisions via 
patient engagement in peer review3 
 
Shifted priorities and/or reallocated 
resources64 

Quantitative: 

*Comparison of academic and lay scores assigned to research 
proposals60 
 

The scores assigned to research proposals were on a 5-point scale 
to one decimal point, with 1.0–1.5 being Outstanding, 1.5–2.0 
being Excellent, 2.0–2.5 being Very Good, 2.5–3.5 being Good, and 
3.5–5.0 being Acceptable. Pearson product-moment correlation 
coefficient was used to assess the degree of relationship between 
mean consumer and mean scientist scores for the population of 
proposals60 

*Perceptions of public influence on the review panel60 Before (pre-panel) and after (post-panel) opinion questionnaires, 
consisting of open and closed response questions. The pre and 
post-panel questionnaires were matched by the participants’ self-
assigned code. Chi-square tests were used to analyse responses60 

Qualitative: 

None reported   

Domain: funding and performance 
benefits  
 
Motivation to seek for funding, new 
funding and funding opportunities, 
research more fundable, enhanced 
credibility3,8,11,42,63,67–69 
 
 

Quantitative: 

Number of studies that had success in gaining research funding70  

Qualitative: 

None reported   



  

 

3.3 Patient engagement in the design of clinical trials 

Below we describe the outcomes, impact and value of patient engagement in the design of clinical trials, 
including methods and tools that can be used for measurement. An overview of the findings can be found in 
Table 3:3.  

What to measure? 

Literature suggests that patient engagement in the design of clinical trials has several benefits. Several studies 
described methodological benefits such as more appropriate wording and timing of research instruments and 
interventions3,12,29,30,32,34,45,54,56,57,63,67,68,71,72, and improved consent forms and accessible recruitment 
materials3,30,32,34,38,45,57,63,67,68,73. These outcomes could lead to study quality benefits. For example, literature 
shows that trial recruitment rates and retention improve3,32,48,73,74. Ennis and Wykes conducted a longitudinal 
study to assess the impact of public involvement in mental health research. They found that studies with higher 
levels of patient involvement were more likely to achieve recruitment success, with success defined as reaching 
90% of the proposed recruitment target74. Furthermore, improved adherence to the protocol can be 
expected35,75,76. According to Levitan et al. 15-22% of phase 2 and phase 3 trial amendments are due to 
recruitment difficulties and may be avoidable35. In addition, studies suggest that the diversity of research 
subjects could increase, resulting in study findings that are more applicable to a wider spectrum of patients 
(including minorities) 3,72. Several authors argue that improved recruitment, retention and protocol adherence 
could result in faster study completion and decreased costs35,52,76. Ultimately, patient engagement in the design 
phase could result in an improved patient experience during clinical trials35,62.  

How to measure? 

 A range of measures to evaluate patient engagement in the design of clinical trials are suggested throughout 
the literature. Several measures and tools are used to assess methodological benefits of patient engagement. 
For example, Guarino et al. measured participants’ understanding of the informed consent form, using the 
Informed Consent Questionnaire-4 questionnaire77. The reading levels of the consent forms were assessed 
using the Flesch-Kincaid reading level scores77. Other studies suggest collecting data on the number of studies 
that gained research ethics committee approval70, the number and type of patient-reported outcomes (PROS) 
59, and total number of changes made to clinical trial communications as a result of patient feedback46. 
Furthermore, several studies have assessed study quality benefits, for example recruitment rates, using 
different quantitative methods73,74,77. Iliffe, McGrath, and Mitchell compared recruitment levels before and 
after the involvement of the public73. Guarino et al. 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 investigators77. Ennis and Wykes (2013) conducted a 
quantitative analysis of successful recruitment and patient involvement. A change in patient involvement over 
time was assessed by correlating study entry order (studies were ordered by the date identified) with the level 
of patient involvement74. Additionally, suggested measures include recruitment and retention rates among hard 
to reach populations59, the number of studies completed within a particular time frame52,59, and costs 
calculating using the Expected Net Present Value (ENPV)35. Validated questionnaires such as the Client 
Satisfaction Questionnaire-8 measure overall satisfaction among study participants77. Qualitative methods are 
mostly suggested for gathering information about participants’ experiences of taking part in a clinical trial49. 

Whose value? 

Studies reported that researchers and industry partners benefit from improved recruitment and retention27,35, 

while patients benefit from improvement in information on all aspects of disease and treatment27.  
Furthermore, research participants benefit from an improved experience during clinical trials3,30,35,62. Improved 
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recruitment and adherence to the protocol could result in faster study completion and decreased costs for 
research funders and industry partners35,48,52,76.  



  

 

 
Table 3:3: Outcomes and impact of patient engagement in the design of clinical trials, including suggested indicators, methods and tools 
 

Suggested and/or assessed outcomes and impact  
(evaluation criteria) 

Suggested and/or used* measures  
(indicators) 
 

Methods and tools used in published studies to assess the 
outcomes and impact of patient engagement  

Domain: study quality benefits  
 
Recruitment rates and retention improves, diversity 
of research subjects increased, adherence to the 
protocol3,8,11,12,30,32,33,35,38,39,45,48,49,51,52,55,58,67,68,71–74,76,78 
 
Faster study completion as a result of improved 
recruitment and adherence to protocol35,48  
 
Decrease costs as a result of improved recruitment, 
retention and trial experience35,52,76 
 

Quantitative: 

*Recruitment rates35,46,52,70,73 Quantitative comparison of recruitment levels before and after 
the involvement of the public73 
 
Quantitative comparison of the effect of two different consent 
documents (one developed by a consumer focus group of Gulf 
War veterans versus one developed by the study investigators) 
on recruitment levels. The associations between type of 
consent document and recruitment and adherence in the 
parent trial were analyzed by chi-square and t-statistic77 
 
Quantitative analysis of study success and patient involvement 
over time. Assessed by correlating study entry order with level 
of patient involvement using Pearson’s product moment. 
Predictors of levels of patient involvement were explored using 
multinomial logistic regression. Predictors of successful 
recruitment were explored using binary logistic regression 
again with a backward conditional method to identify variables 
that predicted whether a study hit the recruitment target 
(90%). The independent variables were funder, clinical study 
group, complexity, randomisation (yes/no), follow-up (yes/no) 
and study type (observational/interventional/both)74 

Increased levels and diversity of service user involvement49 
 
Proposed impact assessment question: does patient 
involvement through Advisory Panel members leading the 
development of The Spectrum Centre recruitment pathways 
lead to an increase in the number and diversity of service users 
recruited to take part in The Spectrum Centre activities?49  
 

 

Suggested performance measures that can be used to largely 
compare studies that do and do not include patient-centric 
initiatives.46 
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 Screen failure rates  

 Number of procedures per visit  

 Number of protocol amendments 

 Number of missed visits  

 Number of study volunteers who drop out 
prematurely for reasons other than adverse/serious 
adverse reactions 

 Number of study volunteers completing participation 
as a percentage of those who enrolled 

*Changes to study design resulting from engagement:59 

 number and type of patient reported outcomes 
(PROS) 

 changes to outcomes resulting from engagement 

 recruitment and retention rates 

 recruitment and retention rates among hard to reach 
populations, 

 study participants’ experiences in the research 

Self-report data from PCORI funded researchers and their 
patient and stakeholder partners: intern process reports and 
WE-ENACT PCORI survey59 

Number of studies completed within a particular time 
frame/time  saved in trial timelines52 
 

 

*Decrease costs - Expected Net Present Value(ENPV)35  Impact of patient engagement on Expected Net Present Value 
for a typical oncology development program entering phase 2 
or phase 3 assessed based on avoidance of amendment, 
improving patient experience and expected probability of 
technical and regulatory success35 

Qualitative: 

None reported   
 
 
 
 
 

Domain: ethical benefits  
 
Design/process more appropriate, inclusive, sensitive 
and ethical3,11,12,30,33,42,51 

Quantitative: 

Number of studies that had success in gaining research ethics 
approval70 

 

*Ratings of overall satisfaction among participants in a 
particular study46,77  

Client Satisfaction Questionnaire-877 
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Comparison of before-and-after ratings of volunteer 
satisfaction between multiple studies that did and did not 
implement patient-centric initiatives46 

 

Ratings (e.g. ‘‘very,’’ ‘‘somewhat,’’ ‘‘not very,’’ ‘‘not at all’’) of 
the impact that specific patient-centric initiatives had on study 
volunteer attitudes about aspects of the trial (e.g. ease of 
understanding the informed consent form; convenience of 
study visits and procedures) compared with studies that have 
not implemented patient engagement initiatives46 

 

Qualitative:  

Feeling of satisfaction among study participants49 Suggested: Interviews with study participants to understand 
their experiences of taking part49 
 

Domain: methodological benefits  
 
Appropriate wording and timing of research 
instruments such as questionnaires and 
interventions3,12,29,30,32,38,42,45,54,56,57,63,67,68,71,72 
 
Improved information accessibility, lay summaries, 
information sheets, consent form, recruitment 
materials3,30,32,38,42,45,57,63,67,68,73 

Quantitative: 

Total number of changes that have been made to clinical trial 
communications as a result of patient/study volunteer 
feedback46 
 

 

Reading level of research documents/instruments77,79 
 

The reading levels of the consent forms were assessed using 
the Flesch-Kincaid reading level scores77 

*Measuring self-reported participant understanding77 Informed Consent Questionnaire-4 (ICQ-4), a validated four-
item scale scored from 0 to 177 

Qualitative: 

None reported  



  

 

3.4 Patient engagement in regulatory processes and health technology assessment  

We have found limited evaluation of the effect of patient engagement in early dialogues with regulators and 
health technology assessment bodies. Below we describe the outcomes, impact and value of patient 
engagement in regulatory processes and health technology assessment, including methods and tools that can 
be used for measurement. An overview of the findings can be found in Table 3:4.  

What to measure? 

 Abelson et al. described that a few studies on patient engagement in health technology assessment recorded 
potential instrumental benefits (for example including patient preferences and patient-relevant outcomes) and 
developmental benefits (for example raising public awareness and understanding)80. Dipankui et al. reported 
that patient consultation enriched the content of the assessment report and its recommendations81. According 
to consultations by the European Patients Forum, patient engagement could lead to better quality of 
assessment and comprehensive information, as well as better understanding of technology impact in a real life 
context, which could result in higher accuracy in measuring needs and preferences of patients and higher 
reliability and relevance of reports to the local context82. Examples are reported where patient input has been 
shown to add value to scientific advice. The European Medicines Agency reported that in some cases patient 
input was critical for providing a fresh patient perspective and real life experience, which resulted in a more 
practical and better designed development plan for the medicine83.  

How to measure? 

Literature suggests a few measures to evaluate the effect of patient engagement in early dialogues with 
regulators and health technology assessment bodies. Quantitative methods are suggested to assess study 
uptake benefits such as the time to approval/response of regulators and a change in the proportion of drugs 
recommended for reimbursement36,52. 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 feedback84. Qualitative methods can also be 
used. For example, Abelson et al. assessed the impact of citizen deliberation on the health technology 
assessment process through document analysis, interviews and observations85. Dipankui et al. used semi-
structured interviews to evaluate patient involvement (consultation and direct participation) in the assessment 
of alternative measures to restraint and seclusion among adults in short-term hospital wards and long-term 
care facilities81../ More work is needed in this area to be able to measure the effect of patient engagement in 
early dialogues with regulators and health technology assessment bodies. 

Whose value?  

Regulators and health technology assessment bodies may benefit from a better understanding of technologies’ 
impact on quality of life and in real life contexts leading to decisions that meet patients’ needs82. Literature 
suggests that payers and providers gain from more useful evidence for clinical and health policy decision-
making11. This could increase the likelihood of regulatory success for industry partners and availability of new 
drugs and technologies for patients35,37.   



  

 

Table 3:4: Outcomes and impact of patient engagement in regulatory processes and health technology assessment, including suggested indicators, methods and tools 

Suggested and/or assessed outcomes and impact  
(evaluation criteria) 

Suggested and/or used* measures  
(indicators) 
 

Methods and tools used in published studies to assess the 
outcomes and impact of patient engagement  

Domain: instrumental benefits 
 
Instrumental benefits such as higher accuracy in measuring needs 
and preferences of patients and higher reliability, better quality of 
assessment and comprehensive information, relevance of reports 
to the local context80,82 
 

Quantitative: 

*Perceived impact of patient involvement in health 
technology assessment82 
 

Survey - health technology assessment bodies and patient 
organizations82 

Qualitative: 

*Members perceptions about how their input was 
used; changes to documents; member reflections 
on how patient input informed the 
process85 

Document analysis, telephone interviews with panel 
members, observations85  
 

*Evaluation of patient involvement (consultation 
and direct participation) in the assessment of 
alternative measures81 
 

Semi-structured interviews with stakeholders: caregivers, 
healthcare managers, patient representatives, health 
technology assessment 
unit members, researchers, and members of the local 
scientific committee. Content analysis of two reports and 
other documents that were produced81   

Domain: study uptake benefits  

Gaining regulatory approval/availability of new drugs and 
technologies35,37 

 

Quantitative: 

Time to approval/response of the regulators52 
 

 

Change in the proportion of drugs recommended 
for reimbursement36 
 

 

Qualitative: 

None reported  

Domain: developmental benefits 
 
Increased knowledge and public awareness of products80 

Democratic accountability and transparency80 

Quantitative:  

None reported   

Qualitative:  

None reported   



  

 

3.5 Negative impacts of patient engagement in medicine development 

Limited studies have published negative impacts. 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 community, setting up user groups, organizing and providing training and education for users and 
researchers and the additional time needed for users to read and comment on documentation86. Only two 
studies suggest that patient engagement could potentially result in a more homogenous sample or biases in 
recruitment32,34. For example, Blackburn et al. 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 people32. Furthermore, in 2014 Brett et al. 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 result in power struggles between researchers and patient partners45.   

3.6 Methods and tools for monitoring and evaluation of patient engagement 

Studies have used different methods and tools to assess the outcomes and impact of patient engagement as 
described in the sections above. In this paragraph, we briefly summarize the methods and tools identified in 
our scoping review. Furthermore, we describe some additional tools, resources, designs and evaluation 
frameworks that can be used for monitoring and evaluation of patient engagement.  

What methods and tools can be used? 

Our review suggests that better quantitative and qualitative methods are needed to evaluate the impact of 
patient engagement38,62. This scoping review has identified a limited number of measures to assess the 
outcomes and impact of patient engagement (see sections above). Existing methods to measure study quality 
and study uptake benefits are mainly quantitative. These include for example, the number of studies completed 
within a particular time-frame, recruitment and retention rates and time to regulatory approval46,52. Validated 
questionnaires such as the Client Satisfaction Questionnaire-8 and the Informed Consent Questionnaire-4 can 
be used77. Furthermore, quantitative methods are used for perceived self-reported impacts, often collected by 
means of a survey using Likert scales46,48. Qualitative methods are mostly suggested for gathering information 
about experiences, attitudes and perceptions, often collected using interviews or focus groups. Other methods 
include document review, log sheets and observations29,59,66,81,85. 

Some tools cannot easily be linked to one decision-making point or outcome/impact. These tools can be used 
to assess several outcomes or the overall impact. For example, the Patient-Centered Outcome Institute (PCORI) 
uses a survey called Ways of Engaging- Engagement ACtivity Tool (WE-ENACT) about the role of patients and 
stakeholders in research projects59. Each research partner who completes the WE-ENACT reports the primary 
community he/she represents on the project, the study phases in which he/she has been engaged, and 
demographic information. For each relevant study phase, the partner is asked to ‘‘Describe what you did and 
how it made a difference’’48. Also, Ray and Miller have developed a questionnaire for researchers and a 
questionnaire for patient partners including a section about research-related impacts and costs, as well as 
personal benefits and costs51. Abelson et al. have developed the Public and Patient Engagement Evaluation Tool 
(PPEET) to assess the impact of patient engagement in health care settings. The questionnaires are structured 
around four core principles of ‘quality engagement’: integrity of design and process; influence and impact; 
participatory culture; collaboration and common purpose87. Furthermore, the Research with Patient and Public 
involvement: a realist evaluation (RAPPORT) study has published a survey, a public interview guide and a 
researcher/funder interview guide33. The researcher/funder interview guide includes impact-related questions 
such as “Can you give me any examples of how you have changed your study/the way you fund studies because 
of patient and public involvement?”. Crocker et al. also published their interview topics with similar general 
questions for patient partners such as “Do you feel your involvement has made a difference so far?” and 
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“What’s changed because of your involvement?”70. More tools might be available, but they were not identified 
in our scoping review.  

What other resources are available?  

Besides the methods and tools identified in our scoping review, several other resources were referred to in the 
studied articles as useful for monitoring and evaluation of patient engagement. Two resources we identified 
are:  

(1) the Public Involvement Impact Assessment Framework database (hereafter referred to as “PiiAF 
database”) (2013)42 

(2) the Patient and Public the Evaluation Toolkit (hereafter referred to as “the Evaluation Toolkit”) (2017)88. 

Below we briefly describe the two databases we identified as well as the similarities and differences between 
those databases. An in-depth review of the databases and a content analysis of tools has not been conducted 
as part of this scoping review.  

The Public Involvement Impact Assessment Framework (PiiAF) offers guidance on how to best engage patients 
and develop a plan to evaluate patient engagement (Figure 3:1)89, including developing project-specific 
indicators. Their website offers a range of resources about values and impact of patient engagement, including 
a database of methods and tools to assess impacts. This database provides references for tools, methods and 
measures that have been used to assess the impact of public engagement on research in health and social care 
that could inform the development of an impact assessment plan42. These studies were identified in an informal 
review of several sources and the following literature reviews: Boote (2011); Nilsen et al. (2010); Barber et al. 
(2012) and Brett et al. (2010). This is the link to the PiiAF database: http://piiaf.org.uk/documents/impacts-
database.pdf  

 

 

Figure 3:1: Framework to decide what evidence to collect. Source: the Public Involvement Impact Assessment 
Framework (PiiAF)89  

The Evaluation Toolkit88 was developed by the Centre of Excellence of Partnership with Patient and the Public 
in Canada. This is a resource designed for practitioners in the health sector; it was produced after the 
completion of a rigorous systematic review of patient and public engagement evaluation tools. The resource 
includes a wide range of tools to assist practitioners in the evaluation of patient and public engagement 
initiatives, both in health research and in health care. This is the link to the Evaluation Toolkit database: 
https://ceppp.ca/en/our-projects/evaluation-toolkit/  

http://piiaf.org.uk/documents/impacts-database.pdf
http://piiaf.org.uk/documents/impacts-database.pdf
https://ceppp.ca/en/our-projects/evaluation-toolkit/
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The PiiAF database includes methods as well as tools that have been used to assess patient engagement in 
health research whereas the Evaluation Toolkit includes only tools for evaluation of patient engagement in 
health research and health care settings. Furthermore, the PiiAF database is structured based on outcomes and 
impacts per phase of the research process and per stakeholder group, while the Evaluation Toolkit is categorised 
based on the setting and does not link the tools to outcomes or impact. The PiiAF database includes 6 
methods/tools for evaluation of patient engagement in research priority-setting, 4 methods/tools about impact 
on the design of clinical trials, 4 about ethics and informed consent, and 5 methods/tools to assess the impact 
of patient engagement on recruitment. The type of methods and tools include surveys, frameworks, case 
studies and Delphi rounds14. The Evaluation Toolkit consists of 27 tools, of which 14 are specific to research, 11 
focus on health system decision-making, and two can be applied in both domains. The authors of the Evaluation 
Toolkit reported that most tools were developed in the United Kingdom (n=10), Canada (n=8) and the United 
States (n=7). Self-administered questionnaires and surveys were the most common types of tools identified. 
Tools were assessed by the reviewers on four criteria. Their review shows that the evaluation tools scored 
lowest in the scientific rigour domain. Furthermore, 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, n=15), in contrast with the engagement process and context. The most common focus of tools that 
measure outcomes was on perceived, self-reported impacts. The authors of the review concluded that their 
findings suggest a need for new evaluation tools based on observable impacts90. 

What kind of evaluation design? 

Within the culture of evidence-based medicine, randomized controlled trials are seen as the ‘gold standard’ 
research design12. In this scoping review we found only one study that used this design to test the relationship 
between the consumer involvement in consent development and recruitment77. According to Staley, a study 
like this might give information on whether patient engagement makes a difference to recruitment in that 
specific case. However, given the importance of context to the effectiveness of patient engagement, other 
methods are required that can better take different contexts into account12. For example, studies in a context 
in which recruitment difficulties are not expected might not benefit from patient engagement, at least in that 
respect. A realist evaluation is an approach that acknowledges the importance of context in influencing 
outcomes. Accordingly, some authors have found this useful for evaluating patient engagement91. Two studies 
used the principles of realist evaluation to assess the impact of patient engagement33,71. Both studies used 
mixed methods to collect information including surveys, log sheets, interviews, documentary analysis and data 
from case studies.  

3.7 Evaluation frameworks 

To improve patient engagement, multiple frameworks for conceptualizing, planning and/or evaluating patient 
engagement have been proposed, focusing on processes of engagement, potential impacts of engagement and 
underlying values of engagement51. Most of these frameworks focus on processes and principles of patient 
engagement. It is also evident from the numerous examples available that published frameworks tend to be 
used only by their designers. This suggests that it is the relational process involved in designing a framework 
that enable the changes required for successful patient engagement practices, rather than the application of a 
(pre-existing) framework (reference: Greenhalgh et al. forthcoming). There may be advantages in applying a 
standardized evaluation framework. However, there is a lack of any clearly defined consensus on a theoretical 
framework for patient engagement evaluation. Neither the published literature nor the PARADIGM project 
proposal have addressed this, which complicated our ability to analyse the review data with a theoretical 
foundation. However, some studies have suggested frameworks that can be used for evaluation of patient 
engagement. These frameworks are briefly described below.  

Blackburn at al. developed a Cost and Consequences Framework highlighting financial and non-financial costs, 
benefits and harms of patient engagement32. Although this framework provides a valuable overview of benefits 
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and costs per stakeholder group, it does not describe the relationship between input, outcome and impact. 
Furthermore, the framework does not specify any indicators or metrics that can be used to evaluate patient 
engagement. Ray and Miller developed a conceptual model of the potential impact of stakeholder engagement. 
This model illustrates the hypothesized relationship between contexts (resources or decisions external to but 
informing engagement process), processes (actions of actual engagement) and outcomes of stakeholder 
engagement (Figure 3:2)51, but does not include any indicators or metrics for specific outcomes of interest.  

 

Figure 3:2: A conceptual model for understanding the impact of stakeholder engagement developed by Ray and 
Miller (2017)51  

Caron-Flinterman et al. developed an evaluation framework consisting of process criteria and outcome criteria 
specific for research agenda setting. Process criteria include the stakeholder representation in the process, the 
process structure, and the process management. Outcome criteria include direct process outcomes concern 
resulting research agendas and other relevant decisions and indirect outcomes such as the achievement of 
mutual learning between participants6. Furthermore, the Patient-Centered Outcome Institute (PCORI) recently 
published an evaluation framework (Figure 3:3)6. Besides illustrating the relationship between predictors and 
outcomes, this evaluation framework also specifies metrics, methods and sources of information for measuring 
the overall impact of the work59. 
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Figure 3:3: Evaluation framework for engagement in research developed by the Patient-Centered Outcomes 
Research Institute (2018)48  

Concerning the existing evaluation frameworks, we found similar outcomes and impact in our scoping review. 
None of the frameworks described above specifically focus on the key decision-making points of medicine 
development. Therefore, we propose a framework for monitoring and evaluation of patient engagement in 
medicines development based on our scoping review findings and inspired by the existing frameworks (Figure 
3:4). Our framework relates to the evaluation framework developed by Patient-Centered Outcomes Research 
Institute (PCORI), including more specific details about the outcomes per decision-making phase and the value 
for each stakeholder group. Furthermore, we have chosen to focus on a result chain, rather than a time chain 
(intermediate, long-term outcomes) as impacts may arise from outcomes at different times.  

As Figure 3:4 shows, inputs (including financial, human and material resources) are used in order to carry out 
patient engagement activities. Patient engagement activities result in changes to research questions, design, 
process and outcomes (such as relevant research agenda, accessible patient information, comprehensive 
assessment reports). These changes affect the trial process and the products delivered (outcomes). Those 
changes start to make a difference for medicine development (impact). Eventually this will (hopefully) add value 
for all stakeholder groups. The result chain is influenced by the context (e.g. institutional, political, cultural, 
environmental) and mechanisms of patient engagement (e.g. level of involvement).  

3.8 Examples of possible application of the framework: 

An example in research priority-setting. A research funder or research team would like to ensure that studies 
matter to patients. They organize a patient engagement activity (input). Patients suggest topics that matter 
most to them, and they advise which outcomes are relevant to patients. It is likely that this will result in changes 
to the research agenda and research questions (outcome). Funding is provided to proposals that are in line with 
patients’ priorities to avoid devoting resources to a topic which in not appealing to patients (impact). Patients 
may be involved in making funding decisions. This will (hopefully) lead to more relevant evidence for patients 
and products that better meet patients’ needs (value for patients). 
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An example in the design of clinical trials. A study anticipates difficulties recruiting study participants. The study 
would like input from patients on who to include and how to best reach potential participants. They organize a 
patient engagement activity (input). Patients recommend changes to the wording of recruitment materials and 
the timing of the interventions. It is likely that incorporating these recommendations will make the study more 
accessible and will lower the burden for participants (outcome). It is expected that this will improve recruitment, 
retention and participants experience (impact). This might add value for industry partners as this could lower 
the costs and increase probability of regulatory success. Ultimately, this may lead to availability of new drugs 
and technologies (value for patients and industry). 

An example in regulation processes and health technology assessment. A medicine developer requests 
regulatory approval for a medicine they developed. Patients are invited to share their real-life perspective and 
experience in relation to a particular medicine (input). This can help regulators understand better what that 
patient group considers to be important. It is expected that this will result in a relevant and comprehensive 
assessment report that can be used for decision-making (outcome). This (hopefully) leads to market approval 
and reimbursement of drugs that are effective and safe according to patients, clinicians, and other experts 
(impact). Ultimately, this may lead to availability of new drugs and technologies that better meet patient needs 
(value for patients and industry) and public trust in regulatory processes (value for regulators and health 
technology assessment bodies).  

This is a first attempt to describe the relationship between input (for example who, what, when), outcomes 
(decisions and things produced per decision-making point), impacts (such as the difference made for medicine 
development) and value for each stakeholder group, whilst recognizing that outcomes and impacts are 
influenced by the context (e.g. institutional, political, cultural, environmental) and mechanisms (such as patient 
engagement activity or levels of engagement). To our knowledge, this is the first framework that conceptualizes 
the (observable) outcomes and impact for medicines development across the lifecycle as well as the value for 
individuals and organizations.  
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Figure 3:4: Draft framework for monitoring and evaluation of patient engagement in medicines development



  

 

4. Discussion 

This scoping review has identified a range of outcomes and impacts patient engagement can have on medicines 
development. Most studies report outcomes of patient engagement in the design of clinical trials. Some 
literature is available in the area of research priority-setting, but we have found very limited studies about the 
effect of patient engagement in early dialogues with regulators or health technology assessment bodies.  

Another set of publications sought to evaluate the value of patient engagement for individuals and 
organizations. These studies mostly highlighted the value for patient partners, with comparatively less 
published on the value for other groups. Studies often report positive outcomes and impact; negative effects 
of patient engagement are less frequently reported. We think it is important that negative as well as positive 
impacts are captured when evaluating patient engagement. Furthermore, studies offer valuable insight into 
patient engagement, but very few studies have used a framework describing the relationship between input, 
outcomes and impact. Additionally, the lack of a clear definition of outcomes or impact in the literature is 
problematic. Finally, we have found few studies with specific recommendations on how to evaluate patient 
engagement. Several measures (or indicators) for monitoring and evaluation are suggested. Our review 
primarily focused on quantitative measurements, which adds to existing literature where qualitative evaluations 
are much more common than quantitative evaluations. We also included a few qualitative methods that can be 
used to measure specific outcomes and impact related to the key decision-making points in medicines 
development. We found that methods/tools for assessment and evaluation are often poorly described and 
outcomes/impacts are not captured in a standardised way. Some measurement tools are available; these mainly 
focus on perceived, self-reported impacts. Although there is no standardised way to assess the impact of patient 
engagement, very similar benefits and costs are consistently reported in the literature. We agree with Boivin et 
al. and Brett at al. that there is a need for new evaluation tools based on observable impact45,90.   

Results from partner engagement sessions 

A workshop assessing the value of patient engagement was held in Brussels, April 10th 2018. The workshop 
considered the value of patient engagement from the perspectives of the relevant stakeholders. The results are 
a blending of process indicators such as “the project selection is driven by unmet patients’ needs” and outcome 
indicators such as “site burden lower, fewer informant consent changes”. The results are in line with the 
outcomes and impacts identified in this scoping review. The Net Promotor Score was suggested to assess the 
impact on stakeholders; this tool was not found in the literature but could potentially be used.  

Preliminary results were presented and discussed during a meeting s held in London, July 18th 2018. This 
session provided valuable input on how to best present/categorize the results of the literature review. 
Participants preferred to structure the results per key decision-making point and per stakeholder, including 
positive and negative impacts. An additional challenge identified in the workshop was the role of the United 
States Government Food and Drug Administration (FDA). It is uncertain how the FDA will evaluate patient input 
and information during the regulatory review process and the impact such data will have on product approval 
decisions. This was also mentioned in a white paper produced by the National Health Council and Genetic 
Alliance92.  

What still needs to be done? 

Building on the results from this scoping review it is vital to apply, test and adapt the preliminary framework 
using real life examples of patient engagement, first retrospectively and later prospectively. This will support 
connecting the current results and placing them in a coherent framework, while adapting the framework to the 
needs of end user. In this process we will overcome current limitations: 

1. This review has provided an overview of the outcomes and impact of patient engagement at three 
decision-making points in medicines development. What we don’t know at this point is whether or not 
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these outcomes/impact are all relevant to measure according to stakeholders in the field. Some 
outcomes and impact might be considered more relevant than others, and this could also differ per 
stakeholder group. We need to further explore the valuable outcomes and impacts for medicines 
development and the people involved.  

2. This review has provided insight in possible quantitative and qualitative indicators. Most of these 
indicators are suggested, just a few are used in practice settings. We need to explore which indicators 
people find relevant and feasible to measure in practice.  

3. As this review has pointed out, there is no coherent monitoring and evaluation framework. This scoping 
review resulted in a draft monitoring and evaluation framework describing the relationship between 
input (for example who, what, when), outcomes (decisions and things produced per decision-making 
point), impacts (such as the difference made for medicine development) and value for each stakeholder 
group. To our knowledge, this is the first framework that conceptualizes the (observable) outcomes and 
impact for medicines development across the lifecycle as well as the value for individuals and 
organizations. This framework should be further developed with PARADIGM partners and should be 
tested in practice settings. The aim is to develop a reflective monitoring and evaluation tool that can 
be used by stakeholders to improve patient engagement practices.  

4. Lastly, it seems clear from this review that existing tools for monitoring and evaluation of patient 
engagement are insufficient and mainly focused on perceived, self-reported outcomes. Further work 
will be required to develop new evaluation tools by PARADIGM partners to be able to collect data on 
observable outcomes and impact.  

Design of the next phase: 

The underlying methodology of the next research phase is a Reflexive Monitoring in Action (RMA) approach93, 
an integrated methodology to encourage learning within multi-actor groups or networks as well as institutional 
change. We aim to not only build a framework, but work on successful implementation at the same time by co-
developing it with the future end-users.  

In these RMA activities, the Athena Institute takes up the role of a ‘monitor’. The monitor is an observer/analyst 
as well as a facilitator who intervenes. The monitor adds impetus to the process of change by document analysis, 
observations of meetings and other project activities, holding discussions with participants, asking questions 
about implicit assumptions etc. The basic attitude of the monitor is that of appreciative inquiry – a constructive 
and exploratory mind set. It is the monitor’s role to formulate the desired changes using the wording, language 
and worldview of the participants themselves. Monitors view themselves as involved participants, right at the 
heart of the project. Because the monitoring is embedded in the project, the monitor works closely together 
with the project team responsible for the intervention/change process; they carry out the RMA together. 
Together with the project team the monitor will develop a monitoring and evaluation plan.  

As in conventional monitoring and evaluation approaches, data on progress against objectives and envisaged 
results (using quantitative indicators) is collected, but qualitative aspects are monitored as well. Specific 
attention is given to encountered constraints, how these are dealt with and how other components of the 
system respond to the initiatives, identifying facilitator and barriers for effective change; the purpose being to 
generate evidence to enhance the change process. RMA thus uses research methods to measure, to understand 
and to transform. 

Various tools have been developed to assist monitors in their task, such as system analysis, actor/causal analysis, 
contribution mapping, indicators sets, reflexive process description, and timeline and eye-opener workshop. 
Which tool is used depends on the concrete situation in a project/country and its context. 
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We will use realist evaluation as overarching framework to positing the indicators, outcomes and the like in, 
based on the cases suggested by PARADIGM partners and others. We, first, perform a retrospective analysis of 
examples of patient engagement practices based on the preliminary framework together with the respective 
partners. We apply, test and refine the framework by evaluating the examples. Second, we apply the improved 
framework on prospective cases and use it help the stakeholders enhance the value and impact of the 
engagement. We, thus, produce two distinct, but interrelated products for all parties involved: 1) a tailor-made 
advice on how valuable impact can be reached in their own context, and 2) the accompanying evaluation 
framework that can be used by everyone who wants to enrich good quality engagement practices and improve 
the value and impact for all involved. 

The Public Involvement Impact Assessment Framework (PiiAF) might give guidance on developing an 
assessment plan together with the stakeholders, and we feel it provides a useful summative evaluation 
approach49. We will discuss the PiiAF framework in the case studies with selected patient engagement practices 
to help them decide which evidence to collect: 

1. State the intervention theory. This scoping review resulted in a draft monitoring and evaluation 
framework describing the relationship between input (for example who, what, when), outcomes 
(decisions and things produced per decision-making point), impacts (such as the difference made for 
medicine development) and value for each stakeholder group, whilst recognizing that outcomes and 
impacts are influenced by the context and mechanisms. The framework and intervention theory will 
be further refined with partners over the next months. 

2. Develop impact assessment questions. We will recommend patient engagement practices to develop 
impact questions.. Examples of impact assessment questions adapted from PiiAF include: “Does 
involving patients in research priority-setting lead to proposals that are perceived to be more relevant 
to key stakeholders?” and “Does patient engagement in the design of clinical trials lead to an increase 
in the number and diversity of study participants recruited?”.  

3. Identify indicators. This review has identified a number of outcomes and impacts patient engagement 
could have in medicines development. The indicators should be selected based on the value and 
preferences of stakeholders as identified and the quality criteria that will be identified by WP1. WP2 
will apply those quality criteria (via a tool) to identify GAPs in existing patient engagement practices. 
The Delphi process conducted by WP1 could be a good opportunity to prioritize identified 
outcomes/impact and to get an idea of the measurability of indicators. We will discuss possible 
indicators with patient engagement practices to identify indicators that match with their expected 
outcomes and impact.  

4. Develop measures. This review has identified a range of measures that can be used to assess the 
outcomes and impact of patient engagement per decision-making point. The measurability of 
indicators needs to be explored further in the case studies. Although this review focused on outcomes 
and impact only, we will work backwards to better understand how patient engagement can lead to 
certain outcomes and impact and in which settings, as part of the case studies. We will work with 
patient engagement practices to develop measures related to their expected outcomes and impact.  

5. Select data sources. We have identified a number of patient engagement examples or “cases”. It was 
agreed that the Athena Institute will contact each case’s contact person to check if it is feasible to 
collect the required information and to make customized agreements on data sharing. We will discuss 
with each case what data are available and what data they may wish to collect over the coming 
months.  
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6. Methods. It is recommended to use quantitative and qualitative measures. Quantitative and 
qualitative methods/tools identified in this review could be used. The tool databases identified in this 
review could also help us to identify additional tools. However, it seems clear that tools developed 
for monitoring and evaluation of patient engagement are insufficient and further work will be 
required to develop a new evaluation tool by PARADIGM. This will require time and validation efforts. 
Before choosing or developing an evaluation tool patient engagement practices should decide which 
perspectives they wish to capture (e.g. patient partners, industry, researcher, regulators) and what 
outcomes or impacts they wish to measure.   
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5. Conclusions 

This review maps different methods for evaluation of patient engagement practices with suggested and 
assessed outcomes and impact. The key findings are: 

 Patient engagement seems to have value for all stakeholder groups. Suggested values include more 
relevant evidence for patients and products that better meet patients’ needs. Industry partners may 
benefit from a cost reduction for clinical trials and increased probability of regulatory success. 
Additionally, regulators and health technology assessment bodies may gain from increased public trust 
in regulatory processes.  

 There is no standardised way to assess the outcomes and impact of patient engagement on the quality 
of research. However, very similar benefits and costs are reported throughout the literature. Outcomes 
include relevant research topics and questions, appropriate research instruments, accessible patient 
information materials and comprehensive assessment reports. This could lead to impacts such as 
funding for studies that matter to patients, improved recruitment rates and retention, improved trial 
experience, faster study completion and uptake of new evidence. 

 Evidence on the effect of patient engagement on the quality and uptake of research is scare because 
of the diversity in definitions and approached used. We have identified a number of indicators to 
measure outcomes and impact of patient engagement. Some measurement tools are available, which 
mainly focus on perceived, self-reported impact. To build an evidence base, the outcomes and impact 
should be captured in a standardised way, using a combination of qualitative and quantitative methods 
to capture the complexity. More work is needed in this area to further explore what indicators people 
value and how those indicators can be evaluated in practice.  

 The findings of this study have informed an evaluation framework that describes the relationship 
between input, outcomes, impact and value for stakeholders in medicine development, in relation to 
the context and mechanisms of patient engagement. This may provide guidance for evaluation and 
could help to develop metrics and evaluation tools. More work is needed to create a consensus-based 
monitoring and evaluation framework including metrics that can be used by various patient 
engagement practices in different phases of medicine development. PARADIGM will test and refine the 
framework derived from this review by constant reflective sessions with patient engagement practices 
(“case studies”). 
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Annex 7:1 Example database search strategy for PubMed database 

 

PubMed Search 
Limits: “Title [TI] or title/abstract [TIAB] only”, English. MeSH terms follow table. 
 

Database 
Search  

Concept Search syntax Results  

1. Patient engagement 
(title only) 

("patient participation"[MeSH Terms] OR 
("patient"[TI] AND "participation"[TI]) OR "patient 
participation"[TI] OR ("patient"[TI] AND 
"engagement"[TI]) OR "patient engagement"[TI] OR 
"public involvement"[TI] OR ("public"[TI] AND 
"involvement"[TI]) OR "user involvement"[TI] OR 
("user"[TI] AND "involvement"[TI]) OR "consumer 
involvement"[TI] OR ("consumer"[TI] AND 
"involvement"[TI]) OR "community engagement"[TI] 
OR ("community"[TI] AND "engagement"[TI]) OR 
"public participation"[TI] OR ("public"[TI] AND 
"participation"[TI]) 

25851 

2.  Research (title only) "comparative effectiveness research"[MeSH Terms] 
OR ("comparative"[TI] AND "effectiveness"[TI] AND 
"research"[TI]) OR "comparative effectiveness 
research"[TI] OR research[TI] OR ("clinical trial"[TI]) OR 
("study design"[TI] OR "trial design"[TI] OR "research 
design"[TI]) OR("health technology assessment"[TI]) 
OR ("agenda setting"[TI]) 

257573 

3. Methods 
(title/abstract only) 

(Outcome[TIAB] OR outcomes[TIAB]) OR 
(Indicator[TIAB] OR indicators[TIAB]) OR 
(Measurement[TIAB] OR measurements[TIAB]) OR 
Metrics[TIAB] OR (Framework[TIAB] OR 
frameworks[TIAB]) OR (Assessment[TIAB] OR 
criteria[TIAB]) OR impact[TIAB] 

4122747 

 1, 2 and 3 Search ((("patient participation"[MeSH Terms] OR 
("patient"[TI] AND "participation"[TI]) OR "patient 
participation"[TI] OR ("patient"[TI] AND 
"engagement"[TI]) OR "patient engagement"[TI] OR 
"public involvement"[TI] OR ("public"[TI] AND 
"involvement"[TI]) OR "user involvement"[TI] OR 
("user"[TI] AND "involvement"[TI]) OR "consumer 
involvement"[TI] OR ("consumer"[TI] AND 
"involvement"[TI]) OR "community engagement"[TI] 
OR ("community"[TI] AND "engagement"[TI]) OR 
"public participation"[TI] OR ("public"[TI] AND 
"participation"[TI]))) AND ("comparative effectiveness 
research"[MeSH Terms] OR ("comparative"[TI] AND 
"effectiveness"[TI] AND "research"[TI]) OR 
"comparative effectiveness research"[TI] OR 
research[TI] OR ("clinical trial"[TI]) OR ("study 
design"[TI] OR "trial design"[TI] OR "research 

667 
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design"[TI]) OR("health technology assessment"[TI]) 
OR ("agenda setting"[TI]))) AND ((Outcome[TIAB] OR 
outcomes[TIAB]) OR (Indicator[TIAB] OR 
indicators[TIAB]) OR (Measurement[TIAB] OR 
measurements[TIAB]) OR Metrics[TIAB] OR 
(Framework[TIAB] OR frameworks[TIAB]) OR 
(Assessment[TIAB] OR criteria[TIAB]) OR impact[TIAB]) 

 
MeSH terms 
 
Patient participation 

 Participation, Patient 
 Patient Involvement 
 Involvement, Patient 
 Patient Empowerment 
 Empowerment, Patient 
 Patient Participation Rates 
 Participation Rate, Patient 
 Participation Rates, Patient 
 Patient Participation Rate 
 Patient Activation 
 Activation, Patient 
 Patient Engagement 
 Engagement, Patient 

Comparative effectiveness research 

 Effectiveness Research, Comparative 
 Research, Comparative Effectiveness 
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Annex 7:2 Data extraction sheet items 
 
 

 publication year 

 publication type 

 country of origin of the work 

 the type of study reported and methodology 

 patients engaged as partners in the study (yes/no) 

 use of conceptual framework or model (yes/no, if yes what kind) 

 definition of the terms outcome and impact included (yes/no, if yes include definition) 

 priority-setting, clinical trial design, dialogues with regulators or health technology assessment bodies 
specifically referred to or other 

 outcome and/or impact on research and/or unspecified stakeholders and whether positive or negative (if 
reported) 

 outcomes or impacts for patients or patient organisations and whether positive or negative (if reported) 

 outcomes or impacts for researchers and whether positive or negative (if reported) 

 outcomes or impacts for regulators and health technology assessment bodies and whether positive or 
negative (if reported)  

 outcomes or impacts for industry and whether positive or negative (of reported) 

 measurement or evaluation of outcomes and impacts including suggested or applied methods or tools 

 operational context including suggested criteria  

 operational processes including suggested criteria  

 whether measurement and evaluation methods had been proposed or applied 
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Annex 7:3 Article selection flow diagram 
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Annex 7:4 Value for patient partners 
 
The value for other stakeholders are reported in a separate table (Annex 7:5).  
 

Benefits for patient partners 
(theme) 

Suggested/assessed positive outcomes and impact  Costs for patient partners 
(theme) 

Suggested/assessed negative outcomes and impact 

Personal benefits Feeling listened to and valued27,30,31,39,41,43–45 Personal costs  Feeling limited influence/powerless, fear of tokenism/false 
appearance of inclusiveness3,38–40,45 

 Increased self-confidence3,25,27–31,40,45,52  Mismatch of expectations, disappointment not given 
support in how to manage their care, lack of motivation to 
be involved in future research projects due to the failure of 
researchers to provide feedback, not able to learn how 
useful their input had been45,71 

 Increased feeling of self-worth, 
empowerment3,11,27,28,30,33,44,45,67 

 Frustrations (e.g. with formal procedures/requirements, 
length of the project, frustrations due to assumptions that 
patients have a lack of knowledge and therefore not taken 
seriously, resistance to patient engagement/limited 
believes of some of the ‘experts’)26,30,39  

 Increased hope and trust in research and 
researchers6,27,45,52,67 

 Confusion and conflict due to lack of clarity about their 
roles in the research, unease at the changing roles between 
users and health professionals26,42 

 Increased well-being and mental health3,11,31  Feeling inexperienced, unable to contribute, lack of 
understanding research3,26  

   Feeling left out of communications, feeling that more 
weight was put on issues expressed by those who were able 
to present their views more cogently than others26,42 

   Opportunity to get personally exposed through 
inappropriate media coverage of the research project3 

Skills & knowledge  Gaining/enhancing research skills (such as interviewing, 
questionnaire design, data-analysis)3,26,30,40  

Skills & knowledge Training required investment of time, resources and 
personal relationships28 

 Gaining/enhancing transferable skills (such as listening, 
expressing themselves, collaboration, public speaking, 
computer skills, ability to channel anger into something 
constructive, ability to problem solve)3,26,27,29,30,32  

  

 Increased access to relevant research, understanding of 
research/clinical trial, research literacy3,26,31–33,38,39,52,67,94  
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 Increased understanding of own condition, awareness of 
treatment options and how to access services6,26,30,32 

  

Emotional and social benefits Enjoyment (e.g. working with group members, 
interaction)3,29–31,39 

Emotional costs Stress (e.g. burden of responsibility)26,32 

 Satisfaction (e.g. ability to make a difference, sense of 
achievement, sense of ownership)11,25,29,30,52,68 

 Painful memories, upset by loss of their follow team 
members through a re-occurrence of illness3,26,40 

 Meaningful activity (e.g. ability to give something back 
and doing something meaningful, being able to 
concentrate on something else then themselves)3,26,32,67 

 Difficulties to cope with insensitive views and opinions 
expressed by professionals3 

 Enhanced network and friends (e.g. meeting new people, 
enhanced network, making new friends, sense of 
community)3,32,67 

 Feeling over burned26,40,3,30 

 Support (e.g. sense of mutual support by fellow users)3,26  Feeling anxious about how much research costs3 

Financial and other benefits  Paid job, regular employment3,33 Financial and other costs  Financial burden (e.g. paid work, child care, informal care, 
travel costs if not reimbursed)32,42  

 Future opportunities to participate in research11  Possible effects on welfare payments32 

 May improve chances of future employment and 
enrollment in education3,11,26,31 

 Time consuming. Difficulties fitting with work and around 
other life commitments26,38,41 

Real-world benefits More drugs recommended for reimbursement36   

 Access to funding for bringing researchable topics to the 
research agenda that otherwise may not be taken into 
consideration52 

  

 Research and research outcomes address patients’ 
genuine unmet needs, development of health care and 
therapies that are more representative of patient’s 
needs43,52 
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Annex 7:5 Value for the stakeholders involved 

Stakeholder Suggested/assessed positive outcomes and impact Suggested/assessed negative outcomes and impact  
 

Researchers  Motivational benefits (e.g. research seem worthwhile,  improved 
confidence and trust, enthusiasm, inspiration to work toward 
solutions)25,26,29,32,33,39,67 

 Performance benefits (e.g. increased enrolment in studies and 
decreased attrition; improved data collection tools; improved 
dissemination of study findings and mobilisation of findings)27 

 Developmental benefits (e.g. greater understanding and insight into 
research area; better alignment of research objectives through 
priority-setting activities)26–28 

 Acquired/enhanced knowledge (e.g. understanding of the condition of 
interest,  ideas for new research, how to encourage participation, how 
their project design is potentially off-putting to 
participants)3,11,25,32,33,39,40 

 Acquired/enhanced skills (e.g. increased their skills in communicating 
with a lay audience, facilitation skills)25,26,30,33 

 Changed preferences/priorities (e.g. misassumptions about what 
topics are most relevant and important to patients, reality check, 
changed ideas about outcome measures)25,26,40,53 

 Changed attitude to involvement, sense of a more equalised 
relationship sense of social justice3,11,25,26,30,33 

 Enjoyment and satisfaction (e.g. rewarding process, made new friends, 
fun)3 

 Career benefits (e.g. because they received public recognition for their 
community work,  internal recognition and validation from their 
employers)3,42 
 

 Financial costs (e.g. more resources and time, slowing the pace 
of research)26,27,30,31,39,42–44 

 Emotional costs (e.g. increased pressure/stress,  sensitivity to 
criticism, requires new skills, changes in working practice, 
tension between what constitutes a good research 
study)3,26,30,32,42 

 Fear of tokenism/false appearance of inclusiveness,  power 
struggles between researchers and users8,26,30,38,42,45 

 Methodological costs (e.g. patients may bias the study findings, 
irrelevant community concerns and issues, which would make 
the research unfeasible, concerns that users may come with 
their own lobbying agenda)8,45,46 

 Concerns about what contribution users could make to a 
research project and concern over the competence of users to 
assist with research26 
 
 

Research institution   Increased impact of research32 

 Recognition as a centre with expertise and experience of involving 
patients and public in research (raising the institution’s profile)32 

 Costs (e.g. diversion of research funds to patient engagement, 
opportunity cost in terms of funded researcher time, etc.)32 
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  IT and other support infrastructures/resources 
(including printing & internal room bookings)32 

Research funder  Avoiding devoting resources to a topic 
which is not important (e.g. exploring an intervention which is not 
appealing to service users)32 

 Increased transparency and accountability of funding organisations30,42 
 

 Challenge that funders and ethical committees look for scientific 
integrity, whereas user-led research focus on making research 
„real‟30 

Industry   Decreased costs (e.g. by avoidance of amendments, increased patient 
trial experience, reduced time to complete the study, greater market 
share through more advanced technologies)28,35,58,75,76 

 Methodological benefits (e.g. more efficient trial 
design, more feasible and tolerable clinical trial designs, increased 
quality of data/statistical power, improved recruitment and 
retention)35,95 

 Increase probability of regulatory success (e.g. by  better 
demonstrations of efficacy and safety)35 

 Strategic value (e.g. reputational boost, mutual respect, patient 
satisfaction)35,67 

 Acquired/enhanced knowledge (e.g. knowledge of conditions, 
interventions, better understanding of how patients view the benefits 
of treatment and the harms and risks they pose)67,95 

 Better adherence to medication regimens. Patient preference for and 
adherence to developed products or services may be greater75,95 
 

 Negative impact on clinical trial budgets, duration, and 
efficiency. Return on investment (ROI) expectations need to take 
a reasonably long-term view46 
 

Regulators and health 
technology assessment bodies 

 Increased transparency in public decision-making and trust in 
regulatory processes36,37 

 Mutual respect between regulators and the community of patients 
and consumers37 

 Enriches the content of reports, recommendations, quality of the 
opinion given by the scientific committees37,81 

 Being able to provide clear and useful information37 

 Development of medicines more efficiently, ensuring that effective, 
safe medicines reach those who need them as quickly as possible83 

 Better understanding of technologies’ impact in real life context and 
also the quality of life aspects’, leading to decisions that meet patients’ 
needs82 

 May include increasing the uncertainty of policy making when 
different viewpoints call for different policy responses42 
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Community   Mutual respect between researchers and the community, greater 
intercultural understanding by all parties3,26 

 Increasing the acceptability and trust of the research in the 
community, this may give research credibility in the community3,26,42  

 Resolving conflict between researchers and the community3,26 

 Increase the awareness of the disease or condition in the community, 
greater knowledge of and better distribution of information on 
diagnosis and treatment in the community, potentially leading to a 
better informed patient population26,42 

 Users became advocates of the research in the community, sense of 
community ownership of research, willing to act on findings3,26,42 

 Can gauge opinion from broad(er) sections of the community and 
introduce a broader range of views when committees consult peers28   
 

 Conflict and power struggles within the community26 

 May increase the time and cost burdens of the community 
organisations involved26,28,42 

 May be difficulty representing those in the community who are 
severely disabled or severely ill, because of their health 
status26,42 

Research participants  Improved patient experience during clinical trials/research 
process3,30,35,62 

 The research process might be seen to be more acceptable, user-
friendly and sensitive, less burdensome30,42,58 

 Participants may be more willing to talk and raise issues and be more 
willing share their true experiences and views, emotional support by 
peer researchers3,30,42 
 

 Sharing issues with peer interviewers can be seen as 
inappropriate and could lead to tensions30,42 

Others (payers, providers)  More useful evidence for clinical and health policy decision-making11 

 Helps legitimize research findings used to change policy30 

 More focused understanding of unmet need, therapeutic burden, 
subgroups of patients, perceptions of benefit-risk and opportunities 
for expanding indications58 
 

 Complexities of conflicting clinical and health system goals 
between clinicians, researchers, and users, and the constant 
changes of health and research processes and systems leading to 
uncertainty about how to take the study recommendations 
forward30 
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