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Definitions 

Health Technology Assessment (HTA)  
A multidisciplinary process that uses explicit and scientifically robust methods to assess the value of using a 
health technology at different points in its lifecycle. The process is comparative, systematic, transparent and 
involves multiple stakeholders. The purpose is to inform health policy and decision-making to promote an 
efficient, sustainable, equitable and high-quality health system.”  
This definition has been proposed by a joint task group co-led by the International Network of Agencies for 
Health Technology Assessment (INAHTA) and Health Technology Assessment international (HTAi) and 
consultation was ongoing in 2019.  

Health Technology Assessment (HTA) body 
A body that undertakes or commissions health technology assessment to form recommendations or advice 
for healthcare funders and decision-makers on the use of health technologies. 

Patient Community 
Patients, patient representatives including their family and carers, patient advocates and patient 
organisations. 
Patient engagement 
The effective and active collaboration of patients, patient advocates, patient representatives and/or carers in 
the processes and decisions within the medicine’s lifecycle, along with all other relevant stakeholders when 
appropriate. Synonyms: patient and public involvement, patient participation. 

Regulatory bodies (or simply regulators) 
A regulatory body that is responsible for “...the scientific evaluation and safety monitoring of medicines...” 
(EMA, 2017)*. 

Stakeholder groups (relevant to PARADIGM) 
Stakeholder group organisations involved in patient engagement in the medicine’s life-cycle. They include 
medicine developers (healthcare industry and academia), patient organisations, and regulatory and HTA 
bodies.  

Three main decision-making points/ phases of the medicine’s lifecycle 
“PARADIGM will focus on three decision-making points, during which integration of the patient perspective is 
critical (if not essential) for the medicine lifecycle.” (PARADIGM 2018). The term, ‘decision-making points’ in 
this report is defined as the key points in the development lifecycle of medicinal products. The three decision-
making points relevant to PARADIGM and their definitions are listed below: 

 Research priority setting: Providing opinion, providing evidence and/or being part of a group that 
decides what is important to research. 

 Design of clinical trials: Designing protocols, discussing patient burden, discussing patient-related 
outcomes. 

 Early dialogues with regulators and Health Technology Assessment bodies: Early (multi-stakeholder) 
discussions between industry, HTA bodies and regulators (and in some contexts with payers†) to 
discuss developmental plans for a medicinal product and to ensure they meet the requirements. Early 

 
* European Medicines Agency, (EMA). (2017). Who we are. https://www.ema.europa.eu/en/about-us/who-we-are 
† Mechanism of Coordinated Access to Orphan Medicinal Products (MoCA) provides a mechanism for European countries to collaborate on 
coordinated access to Orphan Medicinal Products (OMPs) in a voluntary, dialogue-based approach, intended to create a fluid set of interactions 
between key stakeholders and across all aspects of an OMP. 
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dialogue is not a decision-making time for any party. In practice it more closely resembles consultation 
with the chance for feedback and input.  

Vulnerable populations 
They include children and young patients, people living with dementia, underrepresented groups (e.g. migrant 
and non-settled populations, substance users, incarcerated people, people with mental health disorders other 
than dementia). In this document we define vulnerable populations broadly, however PARADIGM has 
specifically focused on young people, and people with dementia and their carers. 

 

Partners of the PARADIGM Consortium are referred to herein according to the following codes: 

- ABPI. THE ASSOCIATION OF THE BRITISH PHARMACEUTICAL INDUSTRY (United Kingdom) 
- AE. ALZHEIMER EUROPE (Luxembourg) 
- AIFA. AGENZIA ITALIANA DEL FARMACO (Italy) 
- ALEXION. ALEXION SERVICES EUROPE (Belgium) 
- AMGEN. AMGEN LIMITED (United Kingdom) 
- BAYER. BAYER AKTIENGESELLSCHAFT (Germany) 
- COVANCE. COVANCE LABORATORIES LTD (United Kingdom) 
- EATG. EUROPEAN AIDS TREATMENT GROUP (Germany) 
- EFGCP. EUROPEAN FORUM FOR GOOD CLINICAL PRACTICE (Belgium) 
- EFPIA. EUROPEAN FEDERATION OF PHARMACEUTICAL INDUSTRIES AND ASSOCIATIONS (Belgium) 

- Project Leader  
- EPF. EUROPEAN PATIENTS FORUM (Luxembourg) – Project Coordinator 
- EURORDIS. EUROPEAN ORGANISATION FOR RARE DISEASES ASSOCIATION (France) 
- FSJD. FUNDACIO SANT JOAN DE DEU (Spain) 
- GSK. GLAXOSMITHKLINE RESEARCH AND DEVELOPMENT (United Kingdom) 
- GRT. GRUENENTHAL GMBH (Germany) 
- HTAi. HEALTH TECHNOLOGY ASSESSMENT INTERNATIONAL (Canada) 
- IACS. INSTITUTO ARAGONES DE CIENCIAS DE LA SALUD (Spain) 
- JANSSEN. JANSSEN PHARMACEUTICA NV (Belgium) 
- LILLY. Eli Lilly and Company Limited (United Kingdom) 
- LUNDBECK. H. LUNDBECK AS (Denmark) 
- MERCK. MERCK KOMMANDITGESELLSCHAFT AUF AKTIEN (Germany) 
- MSD Corp. MERCK SHARP & DOHME CORP (United States) 
- NOVARTIS. NOVARTIS PHARMA AG (Switzerland) 
- NOVO NORDISK. NOVO NORDISK A/S (Denmark) 
- PFIZER. PFIZER LIMITED (United Kingdom) 
- ROCHE. F. HOFFMANN-LA ROCHE AG (Switzerland) 
- SARD. SANOFI-AVENTIS RECHERCHE & DEVELOPPEMENT (France) 
- SERVIER. INSTITUT DE RECHERCHES INTERNATIONALES SERVIER (France) 
- SYNAPSE. SYNAPSE RESEARCH MANAGEMENT PARTNERS SL (Spain) 
- SYNERGIST. THE SYNERGIST (Belgium) 
- UCB. UCB BIOPHARMA SPRL (Belgium) 
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- UOXF-CASMI. THE CHANCELLOR, MASTERS AND SCHOLARS OF THE UNIVERSITY OF OXFORD 
(United Kingdom) 

- VFA. VERBAND FORSCHENDER ARZNEIMITTELHERSTELLER EV (Germany) 
- VU-ATHENA. STICHTING VU (The Netherlands) 

▪ Consortium. The PARADIGM Consortium, comprising the above-mentioned legal entities  

▪ Consortium Agreement. Agreement concluded amongst PARADIGM participants for the implementation 
of the Grant Agreement. Such an agreement shall not affect the parties’ obligations to the Community 
and/or to one another arising from the Grant Agreement.  
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1. Publishable Summary/Executive summary 

PARADIGM proposes that the capability requirements for all stakeholders to implement patient 
engagement (PE) in the context of medicines research and development (R&D) should be defined as:  

“The competencies (understood as knowledge, skills and behaviours) and resources that 
each stakeholder type should aspire to have in place in order to be able to undertake the 
planning, implementation and reflection of effective, ethical and sustainable patient 
engagement activities across the medicines lifecycle”. 

These capability requirements are dynamic and consist of four main pillars: 

1. Competencies: Combination of knowledge, skills and behaviours of an individual 
2. Processes: Processes define how things can be done. They can change in accordance with internal 

policies, regulations, technologies and other influences. 
3. Tools and systems: Instruments necessary to perform a specific task, from technological tools to the 

ability to use certain systems.  
4. Organisation: Refers to the organisational structure (functions) of each stakeholder group and also 

to an organisational culture that enables ethical and meaningful engagement. 

These capabilities should be designed in a way that they can be transferred between one stakeholder 
organisation to another to provide lateral support and knowledge exchange (transferability). Also, patient 
engagement provides unique opportunities to learn from other stakeholders’ practices and processes and 
to learn from own experience (adaptability). 

Each stakeholder can use these recommendations to analyse their own organisation’s capabilities and 
consider the elements described here to further develop or adapt the capability model existing in their own 
organisations.  

  

Figure 1. The basic capability model.  
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2. Introduction, aims and objectives 
From industry to regulators and HTA bodies, stakeholders involved in medicines development are 
progressively recognising the value and the need to include patients’ perspectives in order to develop, 
produce and enhance innovative medicines 1,2,3. The benefits of engaging patients in research and 
development have been reported for all stakeholders involved and for the three decision-making points 
relevant to PARADIGM4. Patient engagement leads to more relevant evidence for patients and society at 
large and ultimately to products that better meet patients’ needs. 

The number of initiatives involving patients in the medicine’s research and development processes as well 
as the number of individual patients involved in regulatory activities have substantially increased over the 
past few years5. All stakeholders, including patients, have therefore gained more experience and expertise 
and have become more capable to engage in such complex processes. Development of specific capabilities 
on patient engagement across all stakeholder groups involved is thus critical for future successful 
outcomes. 

Aims 

The present document aims to provide recommendations on a set of capabilities and competencies 
(understood as knowledge, skills and behaviours6) that each stakeholder should aspire to have in place 
in their respective organisation in order to be able to undertake the planning, implementation and 
reflection of PE activities. This in turn can lead to continuous adaptation and improvement of effective, 
ethical and sustainable patient engagement activities in the three decision-making time points in the 
medicine’s’ lifecycle relevant to PARADIGM. 

Overarching capabilities and competencies should include: 

● a minimum level of knowledge of all aspects of patient engagement and the necessary factual 
knowledge about the activity to be performed; 

● competencies and capabilities in the practical application of planning, implementation and 
reflection of patient engagement; 

● an awareness of the likely competencies and capabilities of the other stakeholder groups with 
which interaction will occur; 

● and the ability to interact effectively with other stakeholder groups through inherent 
knowledge or via supportive structures available within other organisations (i.e. umbrella 
organisations, advocacy groups, working groups, etc.). 

Objectives 

The objective of the recommendations is to strengthen “system readiness” across all stakeholder groups 
to ease and systematise the implementation of patient engagement by identifying the capabilities 
required for patient engagement. System or organisational readiness for change relates to the willingness 
and ability to take action8. The effective implementation of PE in a systematic and coordinated manner 
across the whole medicine’s R&D process requires that stakeholders recognise the value of PE and are 
confident of their collective capabilities. Other enabling factors such as policies favourable to patient 
engagement will help driving this culture shift. 

The recommendations may also be used to analyse the organisation’s capabilities and consider the 
elements described here to further develop or adapt their own capability model. 

Within the recommendations, the perspectives of potentially vulnerable patient groups included in 
PARADIGM and of the PARADIGM Expert Ethics Panel have been taken into account. This will help to 
ensure that they are sensitive to the specific needs of these groups, inclusive and ethical.  
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3. Limitations of this document 

 The present document is a reference document for all stakeholders considering PE activities. The list 
of capabilities is not intended to be exhaustive.  

 This document is not intended to be prescriptive and will not give detailed step-by-step advice. The 
recommendations should be used according to specific circumstances, national legislation or the 
unique needs of each interaction. They should be adapted for individual requirements, and to each 
stakeholder organisation, using best professional judgment. Similarly, this document does not address 
the specific competencies of the patient participants in any specific patient engagement activity. 

 It is not expected that every individual nor or all the staff of an organisation involved in a PE activity 
will have all the required competencies. Given their central role in the process of PE, patient 
engagement functions will have most of the individual competencies listed in the document. Other 
functions within an organisation may require such competencies when involved in PE activities. It is 
beyond the remit of the recommendations here to specify which roles and functions should be involved 
at each moment, as these may change depending on the PE activity and/or the stakeholder organising 
the activity. 

 Although most of the capabilities described here can be applied across the medicine’s lifecycle and 
extended beyond the post-authorisation phase, specific situations (e.g. PE with payers or healthcare 
professionals) may require a set of specific capabilities which are beyond the scope of these 
recommendations. 

 The list of additional resources provided at the end of each table aims to help the reader to identify 
relevant sources of information, but is not intended to be exhaustive. 
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4. Basic capability model for patient engagement  

We propose a basic capability model consisting of four pillars, which should be applicable to and observed 
by any stakeholder organising or being involved in the specific PE activity: 

1. Competencies: Combination of knowledge, skills and behaviours of an individual 
2. Processes: Processes define how things can be done. They can change in accordance with internal 

policies, regulations, technologies and other influences. 
3. Tools and systems: Instruments necessary to perform of a specific task, from technological tools to 

the ability to use certain systems.  
4. Organisation: Refers to the organisational structure (functions) of each stakeholder group and also 

to an organisational culture that enables ethical and meaningful engagement. 

The following sections detail the key themes7 identified for effective PE and detail respectively the 
identified capabilities required under each theme including: 

 Shared purpose and roles and responsibilities of all stakeholders 
 Respect and accessibility 
 Representativeness of all stakeholders  
 Transparency in communication and documentation: i) legal agreements and confidentiality, ii) 

management of competing interests, iii) codes of conduct and rules of engagement and iv) 
reach-out to and interaction with patients and patient organisations 

 Continuity and sustainability: i) financial compensation and ii) measuring patient engagement 
impact. 

Figure 1. The basic capability model.  
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The above themes have been expanded to fill gaps in regards to context, detail, inclusiveness and application 
that are of relevance to PARADIGM, including: 

 the three decision-making points - which are research priority setting, clinical trial design and 
early dialogue with regulators and HTA bodies 

 stakeholders (patient organisations, industry, regulators, HTA bodies, clinical academics) and  
 vulnerable populations including, but not limited to, people living with dementia and children 

and young patients and other underrepresented groups 
 

Core set of capabilities 

Table 1 describes the capabilities that correspond to identified high-priority criteria that should be fulfilled 
when designing or implementing PE activities: 

1) the aims and objectives of the PE activity are agreed and understandable by all stakeholders 
2) the objectives should be aligned with patients’ needs and  
3) the appropriate target population matching the activity objectives should be selected.  

The capabilities related with these high-priority aspects of PE are considered core, from which capabilities 
specific to other relevant themes can be further elaborated. 



  

 

 

 
* The use of databases is subjected to data privacy regulation requirements and may not apply to all stakeholders. Some organisations, such as patient 
organisations, use databases for membership management purposes. Also, EMA individual experts’ stakeholder database main purpose is to identify patients 
and consumers to participate in EMA activities. 
 

Table 1. Core set of capabilities for patient engagement 

  Empathy 
 Collaborative leadership skills9 
 Understanding of stakeholders’ objectives, structures and conditions 
 Being open towards each stakeholders’ own goals and objectives and acknowledging that they might 

differ from one another. 
 Knowledge of negotiation techniques to facilitate consensus building 
 Knowledge and understanding of the concepts of diversity 
 Knowledge of the patients’ ecosystem 
 Knowledge of the PE ecosystem and of their own stakeholder organisation 
 Understanding and being sensitive to patients’ accessibility needs 
 Research and enquiry skills 
 Knowledge and skills to generate/incorporate evidence-based patient input (e.g. conduct and apply 

qualitative research; design, test, analyse and apply patient reported outcome instruments or patient 
preference surveys) 

 Ability to reach-out to patient and patient organisations (especially in new emerging disease areas) and 
to build mutually beneficial relationships before the engagement occurs 

 

 

 Periodical multi-stakeholder 
meetings/checkpoints to align on 
objectives and to reassess the roles 
and responsibilities to identify any 
deviation. 

 Feedback-collection methods in place 
before (to assess needs and expectations), 
during (to detect and correct any 
deviations of the agreed upon goals and 
objectives) and after project completion (to 
get relevant feedback for future 
interactions). 

 Establishment of procedures to ensure 
consistency and traceability. 

 Policies on inclusion and non-
discrimination. 

 Guidelines of inclusive and representative 
patient engagement. 

 Flexible and adapted processes to include 
non-English speaking patients. 

 

 Instruments to collect feedback (e.g. 
surveys, questionnaires, digital feedback 
portal). 

 Structured feedback sessions (virtually or 
face-to-face, one-to-one interviews, 
focus groups, etc.) and other informal 
mechanisms of personal exchange. 

 Databases* permissive of identifying the 
right individual for a specific activity, 
according to their experience and 
expertise. 

 Tools to reach out to a large number of 
patients (or other stakeholders), either 
proprietary or via an intermediary (e.g. 
via a patient organisation) 

 Guidance to stakeholders on the process 
of engagement  

 

Patient engagement functions and other organisational functions involved in the activity. The right 
expertise will be brought in at the right moment during the process of engagement. In particular, legal 
and compliance functions within stakeholder groups may have an important role in the definition and 
application of the rules of engagement and in specific aspects such as the development of reasonable 
legal agreements and the management of confidentiality and competing interests. Finance functions 
will be involved in developing and applying the financial compensation framework. 
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Figure 2: What capabilities are required during the different stages of patient engagement (PE)? This diagram shows where in the document the required 
capabilities in any phase of PE can be found. Capabilities required during any of the phases shown are not exclusive and may apply to other phases as 
well.

Building the framework 

Code of conduct and rules of 
engagement 
Managing competing interests 
Financial compensation 
framework 

Planning PE 

Shared purpose 
Roles and responsibilities 
Representativeness and 
inclusiveness 
Respect and accessibility 

Conducting PE 

Reaching out to patients and 
patient organisations) 
Managing competing interests 
Legal agreements and 
managing confidentiality 

Evaluating PE 

Measuring PE impact 

Engaging vulnerable populations 
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5. Shared purpose and roles and responsibilities of stakeholders in 
patient engagement 

Within the core set of capabilities, we highlight in Table 2 those that are required when planning and 
conducting a PE activity should ensure that: 

 The purpose of the activity is clearly defined, shared and agreed by all stakeholders involved. 
 The purpose is aligned with patients’ needs and interests and includes the rationale and what 

is expected to be achieved with such engagement. 
 The roles and responsibilities of all stakeholders involved are defined and agreed in a clear and 

accessible manner in writing before the start of an interaction, and maintained throughout the 
project/timeframe. 

 The rules of engagement are clearly defined in terms of format and frequency, including what 
can be shared and how, as well as who is accountable for what and each other’s expectations 
from the process and outputs of engagement. 
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* The level of transparency might depend on the activities and/or on the stakeholders involved. These measures also increase the level of trust 
among stakeholders and help building long-term engagement. 

Table 2. Shared purpose and roles and responsibilities of stakeholders in patient engagement 

  Understanding of stakeholders’ objectives, structures and conditions. 

 Collaborative leadership skills17. 

 Being open towards each stakeholder’s own goals and objectives and acknowledging that they might 
differ from one another. 

 Knowledge of negotiation techniques to facilitate consensus building. 

 

 

 Periodical meetings/checkpoints, with all 
stakeholders involved, to align on 
objectives and to reassess the roles and 
responsibilities throughout the project and 
to identify any deviation (quality control of 
the PE process). 

 Surveys or other methods in place before 
(to assess needs and expectations), during 
(to detect and correct any deviations of the 
agreed upon goals and objectives) and 
after project completion (to get relevant 
feedback for future interactions). 

 Establishment of procedures to ensure 
consistency and traceability: agendas, list 
of participants, writing of minutes/reports, 
recording of online meetings if necessary, 
table of decisions taken, etc.* 

 

 Instruments to collect feedback (e.g. 
surveys, questionnaires, digital 
feedback portal) 

 Structured feedback sessions 
(virtually or face-to-face, one-to-one 
interviews, focus groups, etc.) and 
other informal mechanisms of 
personal exchange. 

 

 Regardless of the stakeholder group, patient engagement functions may facilitate the process of 
aligning the views, priorities and objectives between patient participants and the other stakeholder 
functions involved. They also play a key role in defining the roles and responsibilities of everyone 
involved, keeping track of any deviations and implement required corrective actions. However, it is 
desirable that all organisational functions involved in the activity have knowledge of the above 
mentioned capabilities. 

 In addition, stakeholder organisations should promote a culture of collaboration including: 

o Openness and transparency in their processes 
o Ongoing, clear and frequent communication with partners using language that is easily 

understood by everyone involved 
o Fairness in treatment to all partners 
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6. Respect and accessibility 

Respect 

There is evidence that working in equal partnerships is important to many patients involved in PE10,11,12 
(see also PARADIGM results of consultation with vulnerable populations 2018). These partnerships 
should be built on mutual trust, respect and transparency. Respect for persons is one of the ethical 
principles underpinning biomedical research, encompassing respect for the individual’s autonomy to 
make their own choices and the protection of vulnerable persons whose autonomy may be impaired 
or diminished13. Respect for the diversity and rights of the people involved, as well as understanding 
the drivers and facilitators of health-related stigma and their negative impact on health outcomes, will 
also help facilitating the engagement of certain at-risk groups14. 

Accessibility 

At the European level laws exist regarding accessibility in some contexts and the duty to make 
“reasonable adjustments” for people with disabilities15. In addition, the European Accessibility Act16 
aims to make consumer products and services more accessible for people with disabilities across the 
EU. In the context of medicine’s development, the EU also provides guidance on how to ensure that 
the labelling and package leaflet are accessible and can be understood by those who receive it, in order 
to guarantee the safe and appropriate use of medicinal products17. 

While accessibility is often discussed in the context of disability and inclusion, addressing accessibility 
issues may be of benefit to all stakeholders and types of patients hence being key to fair patient 
representation. Examples range from adapting material to patient’s age and condition, finding an 
accessible venue for wheelchair users, to adapting the time of the meetings to patients’ care needs. 
Access audits for events (e.g. location and venue facilities) and for the accessibility of the written 
information provided to patients can help. Some groups (e.g. sex workers living with HIV, substance 
users, transgender people) may experience accessibility issues that go beyond physical and practical 
barriers for engagement (e.g. prohibition to travel to certain countries).  

Also, adapting the structure and style of communication with the patient(s) involved is important and 
includes: 

 Avoiding jargon and technical terms 
 Using plain and respectful language 
 Clear format and layouts 
 Considering communication contents: understanding what is appropriate (or not) to ask and 

expect from patients and, how to ask relevant questions.  
 Providing easy-to-read versions of the materials and, when appropriate, summaries of the 

contents with links/access to the full document. Such materials should be non-objectionable 
or inoffensive and age-appropriate.  

 Alternative formats of presenting the information (e.g. audios when involving visually-impaired 
patients) are also advisable. 
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Table 3. Respect and accessibility 

  Knowledge about patients’ rights and health policies - general and country specific. 
 Knowledge of ethical considerations of research in humans including specifically vulnerable 

populations. 
 Understanding the impact of the medical condition or age in the patient’s ability to participate in the 

activity. 
 Open mindedness, flexibility and willingness to consider and make reasonable adjustments to fit the 

need. 
 Creativity to adapt the activities and projects to specific needs. 
 Communication skills to consider the diversity: ability to prepare lay, clear, and easy-to-read formats, 

contents and layouts and, to make the required adjustments for people with any type of disabilities. 
 Awareness of stigma, social bias and discrimination to avoid discriminatory behaviours/attitude 

towards patient engagement of vulnerable groups 
 

 

 Ensuring accessibility and flexibility: 
understandable language (avoiding 
jargon), content appropriate to age 
and condition, reduce physical barriers 
for engagement (accessible venues, 
alternative methods of engagement, 
cultural adaptations). 

 Ensuring that accessibility issues are 
discussed with the patients involved in 
the activity. 

 

 Checklists to promote and enable the 
accessibility of venues to be used for a 
PE interaction. 

 Technological solutions to make 
documents accessible (e.g. audios and 
documents accessible to a screen 
reader). 

 Training on how to address accessibility 
issues (e.g. how to adapt materials for 
the visually impaired) 

 

Patient engagement functions in the different stakeholder organisations should have the competencies 
above and the knowledge on the process and tools with regard to ensuring accessible patient 
engagement activities and make the link with the other functions involved in the activity to ensure that 
respect and accessibility principles are followed and applied. In addition, respect and accessibility 
principles should be included in the organisation code of conduct and rules of engagement. 

ADDITIONAL RESOURCES 

 EU Guideline on the readability of the labelling and package leaflet of medicinal products for human use. Revision 
1, 12 January 2009 

 DEEP guides. The UK network of dementia voices via its Dementia Engagement and Empowerment Project (DEEP). 
have developed a series of guides for people who have dementia including audit check-list for dementia-inclusive 
outside and inside public spaces. Other DEEP guides include: Involving people with dementia as members of 
steering or advisory groups, Writing dementia-friendly information, Choosing a dementia-friendly meeting space 
and others. For more information visit The UK Network of Dementia Voices 

 Making information accessible for all by the European Blind Union, a non-governmental, non-profit organisation, 
representing the interests of blind and partially-sighted people in Europe. 
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7. Representativeness of all stakeholders 

Balance between diversity and expertise 

Patient engagement in medicine’s R&D calls for the best achievable balance between diversity of 
stakeholders and the expertise and experience required. Within the patient community, also, it is 
important that a full range of ‘patients’ with different experiences and perspectives have opportunities 
to get involved. 

While recognizing the importance of an appropriate patient representativeness in PE throughout the 
medicine’s R&D continuum, early dialogues with regulators and HTA bodies specifically require that the 
patients involved are clinically representative of the indication under discussion, and not a broader 
disease area. 

Inclusion of underrepresented groups and vulnerable populations 

Efforts should be made to engage with underrepresented groups who are appropriate to the 
population and questions being asked - or vulnerable populations with specific needs. Sensitivity to the 
needs of vulnerable populations, and in general, people living with any type of disability or stigma, 
should be reflected in the processes. In some cases including the carers’ contribution is essential to 
provide a more holistic view of the disease and treatment burden.  

Representativeness may be conditioned by the characteristics of the disease(s) as is the case of rare 
diseases, in which very few patients might be available for a condition with very low prevalence. Low 
numbers of patients combined with little or no expertise in medicine’s development may influence the 
diversity and inclusiveness (i.e. the same patient(s) are the ones repeatedly engaged). Likewise, in the 
case of dementia, certain cancers and a number of other debilitating or neurological conditions, the 
involvement of people at more advanced stages of the disease may be challenging. In this sense, 
knowing the difficulties and barriers for engagement of a given community will help to overcome them.  

Geographical and gender diversity 

Depending on the type of PE activity, geographical diversity should also be considered in order to 
capture the differences that may exist across geographic regions and that could influence the quality 
of the engagement. In addition, it is a principle of justice to provide equal opportunities regardless of 
the geographical area of origin. The breadth of geographical spread is also important when it comes to 
the representativeness of patient networks (i.e. European or global patient organisations). On other 
occasions, the geographical distribution of a disease will determine the degree of geographical diversity 
of the patients engaged. 

Balanced gender representation should be sought where appropriate. However, it should be 
acknowledged that some chromosomal diseases affect one sex and not another, and that the burden 
of patient’s care in daily life falls usually on female carers18 and therefore equal sex representation 
might not be feasible or even advisable.  
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* Stakeholders may have their own proprietary databases that ideally would contain additional (and sometimes confidential and proprietary) 

Table 4. Representativeness 

  Knowledge and understanding of the concepts of diversity (e.g. biological sex and gender identity, 
race, ethnicity, socio-economic status, culture, political and religious believes, physical ability, country 
of origin, etc.) and inclusion (i.e. welcoming diversity and promoting equal access to opportunities 
and resources). 

 Knowledge of the PE ecosystem and of their own stakeholder organisation (and its policies) to identify 
the relevant individuals and/or levels of proficiency, expertise and experiences required for a 
particular PE activity.  

 Knowledge of the patients’ ecosystem: burden of disease, patients’ needs of medical treatments and 
social support (e.g. reduced mobility, fatigue, need of a carer), and the main challenges faced by 
patients living with the disease.  

 Understanding and being sensitive to patients’ accessibility needs and how to best address them. 
 Knowledge of how to generate/incorporate evidence-based patient input. 

 

 

 Policies on inclusion and non-
discrimination.  

 When engaging with international 
groups or organisations, processes 
should be flexible and where possible 
adapted to include patients that are 
non-native English speakers or who do 
not speak English. 

 

 Databases*. 

 Tools to reach out to a large number of 
patients (or other stakeholders), either 
proprietary or via an intermediary (e.g. 
via a patient organisation). An example 
of such methods may be a software to 
design and perform surveys (e.g. 
EURORDIS Rare Barometer). 

 Guidelines for inclusive patient 
engagement (see Additional resources). 

 Ethics guidance on patient engagement* 
(see Additional resources). 

 

Patient engagement functions can consolidate the above mentioned competencies and knowledge 
about the processes and tools and systems and should be able to direct individuals involved within 
their respective organisations to the appropriate resources. In addition, the organisation should 
promote diversity and inclusion, not only as part of their internal culture, but  in the code of conduct 
and the rules of engagement as well. 

ADDITIONAL RESOURCES 

 Being inclusive in Public Involvement in Health Research. Developed by National Institutes of Health Research 
(NIHR)-INVOLVE and Manchester University, Public programmes.  

 INVOLVE (2012), UK. Strategies for diversity and inclusion in public involvement. This is a supplement to the 
Briefing notes for researchers: public involvement in NHS, public health and social care research 

 The Patient Voice in Value: The National Health Council Patient-Centered Value Model Rubric. March 2016. The 
Rubric aims to provide a tool that the patient community, physicians, health systems, and payers can use to 
evaluate the patient centeredness of value models and to guide value model developers on the meaningful 
incorporation of patient engagement throughout their processes. Representativeness and inclusiveness are major 
domains of patient-centered value model. 

 FDA Patient-Focused Drug Development: Collecting Comprehensive and Representative Input. Guidance for 
Industry, Food and Drug Administration staff and other stakeholders (Draft guidance). June 2018  
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information allowing to identify the right individual for a specific activity, according to their experience and expertise. 
* Resource need identified during PARADIGM WP1 HTA Workshop on Early Dialogues held in London on 19th October 2018 
 

 Transcelerate Clinical trial diversification is a set of guidances to sponsors and clinical trial sites regarding better 
practices and processes for minority recruitment.  

 Lightbody, R. (2017) Hard to reach’ or ‘easy to ignore’? Promoting equality in community engagement, Edinburgh: 
What Works Scotland 

 Key ethical considerations for patient groups collecting and reporting information for HTA submissions.(2016). 
Prepared by the HTAi Patient and Citizen Involvement Interest Group in collaboration with the HTAi Ethics Interest 
Group 

Patient organisations use a mixed-methods approach to gather feedback for advocacy purposes. Such methods could 
be used to generate relevant evidence thus supporting the representation of the whole stakeholder group vs one 
individual patient. 

 EURORDIS Rare Barometer Voices is a platform with over 8000 registered people living with a rare disease 
(patients, carers and patient representatives) that through surveys, focus groups and interviews gathers 
evidence to support advocacy and policy-making.  

 The European Patients Forum (EPF) differentiates between individual vs representational advocacy, the 
latter happening when patients are not able to represent themselves or when they elect one person to 
represent the interests of the whole group19. 

EMA considers getting patients feedback through a variety of methods (public hearings, public consultations, 
participation in scientific advice/protocol assistance or patients being members of EMA scientific committees). 

 EMA revised framework for interaction with patients and consumers (Annex II) 
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8. Transparency in communication and documentation 

Under the overarching concept of transparency, this section describes the specific capabilities that 
stakeholders organising PE activities should have in the following domains of trust and transparency: 

● Legal agreements and confidentiality  
● Managing competing interestsa 
● Establishing codes of conduct and rules of engagement 
● Reach-out to and interact with patients and patient organisations 

8.1. Legal agreements and managing confidentiality 

Collaboration between the patient community and other stakeholders, especially the pharmaceutical 
industry, often requires a written agreement that states not only the terms and scope of the 
collaboration but also includes the roles and responsibilities of each partner, how the collaboration is 
supposed to take place and, the financial contributions20. Data from a survey conducted as part of the 
“Reasonable agreements between Patient Advocates and Pharmaceutical Companies” (RAPP) project 
revealed that contracts are often too long and hard to understand for people lacking legal support, with 
ambiguous clauses that conflict with the nature of the collaboration and even put the signatory party 
at legal risk21,22. 

Much of drug development is a commercial activity, and as such there is a legitimate need for 
companies to protect commercial and confidential information. This needs to be balanced with a 
company being sufficiently open and transparent to enable meaningful and informed trust-based PE. 
Confidentiality Agreements (CAs) and Non-Disclosure Agreements (NDAs) that allow the sharing of 
sensitive information with PGs have been extensively used for this purpose. Patient organisations must 
abide by CAs and NDAs they sign with sponsors to enable open communication. 

Confidentiality also applies to sensitive (non-public) information that exists within patient 
organisations, who may have legitimate reasons to protect what they consider confidential. In this case 
sponsors must also abide by NDAs signed with patient organisations23 and other stakeholders involved 
in PE (academic researchers, regulatory agencies, HTA bodies) may need to adhere likewise.  

Regarding vulnerable populations, it is important to highlight the legal capacity to sign a legal document 
or contract on behalf of children and young people, people with dementia, people living with a mental 
health condition and other vulnerable groups such as incarcerated populations. The approach taken 
may be different for children/young people and people with dementia, but it always should respect the 
autonomy of the person. In the case of young people, the framework developed by the European Young 
Person's Advocacy Group (eYPAGnet) involves minors as a group on behalf of the institution they 
belong to.  

  



  

11 
Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 4.1 Recommendations on the required capabilities for patient 
engagement  
 

Table 5. Legal agreements and managing confidentiality 

  Be able to identify the differing needs of stakeholders with whom a written agreement is made: 
treat all stakeholders as equal partners. 

 Acknowledge that not all stakeholders might have a legal team or any legal support to revise 
agreements or other legal documents and provide or facilitate access to support. 

 Written communication skills: ability to write legal documents in easy and understandable 
language 

 Be up-to-date on latest guidance, principles, contract templates and other resources that are 
available to help create mutually acceptable agreements. 

 Provide guiding material to partners in order to support their capacity building. 
 

 

 Support throughout the agreement signing 
procedures to the partners by starting early 
and allowing adjustments in timing if needed 
by partners to review and understand the 
requirements and scope of the partnership. 

 Ensure that all parties involved have the same 
understanding of the need, scope and 
implications of confidentiality requirements 

 Put in place information categorisation and 
procedures to comply with relevant 
requirements: 
 Correct labelling of confidential 

information by both parties. 
 Define confidentiality status of unlabeled 

information. Both parties should ensure 
that the disclosing party clarifies whether 
the information is confidential or not. 

 Deletion of confidential information: Once 
the contractual relationship is over or 
whenever the disclosing party requires it, 
the party that received confidential 
information must delete the information, 
and upon request, confirm the deletion to 
the other party. 

 

 Guidance, contract templates 
and other resources should be 
available to help create 
agreements that are applicable 
to the stakeholder and to the 
decision making point. 

 Provide training to stakeholder 
organisation’s functions 
involved in the planning and 
conducting of the PE activity on 
pertinent legal processes. 

 

 Patient engagement functions should centralise communication internally and externally. They 
should have the competencies described above and be aware of the available processes and tools 
(guidance and templates) within their own organisations. Both patient engagement functions in 
patient organisations and in regulatory and HTA bodies should also be able to support patient 
participants in navigating such agreements.  

 Legal and compliance functions within the healthcare industry and other stakeholder groups, 
should be able to develop contracts and agreements fit for purpose and following the mentioned 
guiding principles. 

 Staff in regulatory and HTA bodies supporting early dialogues (Scientific Advice Officers and 
Secretariat) should be aware of their own confidentiality policies and be able to communicate them 
to patient participants. 
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ADDITIONAL RESOURCES 

 Guiding principles on reasonable agreements between patient advocates and pharmaceutical companies. 
Project led by Myeloma Patients Europe on behalf of the workgroup of European Cancer Patient Advocacy 
Networks (WECAN), in close partnership with Patient Focused Medicines Development (PFMD).  

 Organisations such as the Thomson Reuters Foundation can provide free legal advice to non-profit 
organisations and social enterprises through their pro bono legal programme TrustLaw. To learn more about 
this programme, watch the webinar as part of European Patients Forum (EPF) European capacity-building 
module. 



  

13 
Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 4.1 Recommendations on the required capabilities for patient 
engagement  
 

8.2. Managing competing interests 

Regarding managing competing interests and conflicts of interests; according to the National Research 
Ethics Advisory Panel (NREAP) of United Kingdom (UK) a Conflict of interest has been defined as “a set 
of conditions in which professional judgment concerning a primary interest (such as patient welfare or 
the validity of research) can be influenced by a secondary interest (such as financial gain)” 24. Conflict 
of interest can occur in 4 main areas: financial, educational, relationships, or employment conflicts 25. 

In the case of PE, what is at stake is the protection of the process in which the patient will be engaged. 
For example, when a patient is giving input during the assessment of a product by a regulatory body, 
one must be sure that the patient does not have financial interests related to the sales of the product, 
if it obtains a marketing authorisation. 

However, competing interests can be defined as that which occurs when factors may fall short of 
constituting a conflict, but could influence an individual’s judgement or her/his impartiality 24. Effective 
PE involves participation of patients in interlinked processes from defining unmet needs to meaningful 
input on clinical endpoints or regulatory scientific advice and HTA assessments. Thus, patients do not 
always engage with one stakeholder at a time, but multiple, simultaneous interactions may occur. 
Therefore, they are likely to find themselves at the cross-roads between different stakeholders and 
different types of interactions (e.g. a volunteer or staff in a patient organisation receiving grants from 
pharmaceutical companies, but also involved at an individual level as a patient expert with regulators 
or HTA bodies). Such situations are common in the field of rare diseases, where the scarcity of patients 
with the right expertise may compromise their simultaneous engagement with multiple stakeholders. 

In order to effectively discriminate between competing interest and conflicts of interests, the 
‘engaging’ organisation has to put in place a process aimed at collecting information on the interests of 
the patients (declaration of interests form), a process/policy to assess it, and put in place the 
appropriate subsequent measures.  

An assessment will result in either the impossibility for the patient to be involved in some instances or 
in the establishment of mitigation measures (e.g. participation in a discussion but not in the vote). 

Strategies such as reinforcing the efforts to generate pre-competitive knowledge, such as in the context 
of IMI projects, could help manage competing interests more effectively and therefore avoid conflict 
of interest situations



  

14 
Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 4.1 Recommendations on the required capabilities for patient 
engagement  
 

Table 6: Managing competing interests 

  Recognise and proactively manage situations that may result in a conflict of interest (transparency). 
 Be equipped to advise patients on how to best preserve their independence and avoid potential 

conflicts. Potential conflicts may change over the course of an interaction depending on the setting, 
the questions being asked, and the type and number of stakeholders involved. 

 Knowledge of their own institutions’ policies and procedures and how to apply them. 
 Knowledge of their stakeholders’ policies and procedures and how they are applied. 

 

 

 In-house policies on handling competing 
interests that should be public or made 
available upon request and subjected to 
periodic revision. 

 Completing a declaration of interests form 
(by the patient, parent or legal guardian) 
should be a pre-requisite before engaging in 
the activity. The declaration should be 
reviewed periodically and revised if needed. 

 Support to ensure there is a clear 
understanding of policies and to complete 
the required declaration of interests form 
that should be accessible (language, 
format). Specific rules and processes need 
to be in place to inform vulnerable patients 
who may need the support of a parent or a 
legal guardian. 

 Collect the declaration of interests form 
through appropriate channels  

 Assessment of the completed forms against 
the current policy and feedback to patients 
on the outcome of the assessment. 

 

 Appropriate forms for the declaration 
of interests. 

 Appropriate forms/agreements on 
confidentiality (to safeguard IP). 

 Databases or filing systems* to register 
and track participants’ declarations of 
interests. 

 Training tools† (templates, slide decks, 
short videos) to facilitate the 
understanding of what a conflict of 
interest and declaration of interest is, 
and the related policies.  

 Adequate instructions and guidance 
where needed, should be provided on 
how to complete the declaration of 
interest form. 

 

 Patient engagement functions should have the competencies and knowledge on the above-mentioned 
processes, tools and systems. These apply to all stakeholder organisations (patient organisations, 
academia, industry and regulators and HTA bodies). They should be able to support patient participants 
in the process of declaring their interests.  

 Regulatory agencies and HTA bodies have dedicated functions responsible for developing policies, 
related declaration of interest forms and policy enforcement. Compliance departments in 
pharmaceutical companies may be involved in policy development and assessment of competing 
interests.  

 In patient organisations, human resources may limit diversification and both policy development and 
assessment could be carried out by the same function. 
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* As an example of how to track participants’ declarations of interest, EMA collects the declaration of interest forms through an automated process in 
which the form is publicly available on their website after positive assessment and validation by the appropriate EMA stakeholder engagement team 
(patients and consumers). The forms are valid for one year. Patients (or other experts) engaging repeatedly during the year of validity should update 
the form if any changes in their status relative to their engagement occur. Efforts should be made to provide alternative and accessible methods (i.e. 
online, paper) adapted to the needs of the patient(s) participating in the activity and also support to help with the completion of the declaration of 
interest form. 
† Training programmes could be part of the company compliance training in the case of the healthcare industry. Other stakeholders could also consider 
using electronic tools to ensure widespread knowledge of these principles across their own respective organisations. Methods may vary depending on 
the organisation’s available resources. Periodic review and refresher training is advisable. 

 

ADDITIONAL RESOURCES 

 European Medicines Agency policy on the handling of competing interests of scientific committees’ members and 
experts. Effective date 1 Dec 2016. Review date: no later than 1 Dec 2019. 

 EMA has developed a practical guide on how to fill in the declaration of interests form both in video and presentation 
formats, as part of their Training Resources for Patients and Consumers. 

 EUnetHTA Procedure Guidance for handling Declaration of Interest and Confidentiality Undertaking form. March 
2019 

 Guiding principles on reasonable agreements between patient advocates and pharmaceutical companies. Project 
led by Myeloma Patients Europe on behalf of the workgroup of European Cancer Patient Advocacy Networks 
(WECAN), in close partnership with Patient Focused Medicines Development (PFMD) 



  

16 
Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 4.1 Recommendations on the required capabilities for patient 
engagement  
 

8.3. Codes of conduct and rules of engagement 

A code of conduct (also named code of ethics or code of practice) for a group or an organisation defines 
the rules of behaviour for the members of that group or organisation (Collins Dictionary). For instance, a 
code of conduct of a professional organisation defines its mission, values and principles and establishes 
the standards of professional conduct (internally and externally).  

The rules of engagement describe how a particular stakeholder arranges patient involvement across the 
medicine’s R&D process. They give legitimacy to the process of engagement and help clarifying the 
involvement of each stakeholder in the project or activity - they are publicly available and revised 
periodically. Examples of such rules exist at all stakeholder levels (see Additional resources). 

Some differences in terms of process capabilities exist between patient organisations, pharmaceutical 
companies, regulatory agencies and HTA bodies or academia. There are often significant differences in the 
capacities and resources they are able to deploy. Also, stakeholders may have to respect different 
legislative and compliance frameworks - regulatory agencies and healthcare providers may be limited to 
national legislative scopes, while companies, academic institutions and patient groups often operate in 
multi-national environments. This complication needs to be considered in order to create a level playfield 
for all stakeholders involved.  

The code of conduct and rules of engagement should be clear and transparent, known by all members of 
the organisation and available to the public. 
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Table 7. Codes of conduct and rules of engagement 

  Knowledge of existing legal, ethical and regulatory frameworks related to patient engagement, 
including those at the national level. 

 Ability to confidently liaise and communicate with staff members involved in patient engagement 
within their own organisation. 

 Respect for the particular situation and potential resource constraints of patient organisations and the 
other involved stakeholder organisation(s) (i.e. different stakeholder remits). 

 Awareness of the changes and developments in the biomedical research and development landscape 
 Awareness of the patient organisation (or for patient organisations, awareness of other stakeholder 

organisations) that is partner in a PE activity; for example, size, remit, disease areas, capacity and 
capability, etc. 

 

 

 Assessment of internal capacities, 
capabilities and needs in terms of process 
implementation, capacity building, training 
and governance. 

 Use or adaptation of existing codes of 
conduct or rules of engagement to the 
organisations’ needs, or, if lacking, 
development of its own.  

 Ensure knowledge and understanding of the 
code of conduct/rules of engagement 
throughout the organisation via a training 
programme or other means.  

 Continuous monitoring, review and control 
mechanisms for long-term consistent 
implementation of patient engagement, 
through self-assessment tools to ensure 
that any deviations from the code of 
conduct/rules of engagement are identified 
and corrected (e.g. using self-assessment 
checklists). 

 

 Dedicated page on the organisation’s 
website.  

 Training platform/programme (online 
or otherwise). Methods may vary 
depending on the organisation’s 
available resources. Training should be 
scheduled on a routine basis (e.g., at 
induction and annually) and adapted 
to and accessible for the specific needs 
of vulnerable populations. 

 Practical how-to guidance documents 
targeted to the different stakeholders 
to disseminate the rules of 
engagement (e.g. patient engagement 
toolkits, see additional resources) 

 

Recognising the value of patient engagement and how to actually implement it should expand across the 
organisation. Patient engagement functions could play a role in designing the training and ensuring that 
the code of conduct and rules of engagement are known across the organisation. The competencies 
above apply to patient engagement functions, and to the other supporting functions that may be involved 
in the development and implementation of these principles, such as legal and compliance functions 
within the healthcare industry (and other stakeholder groups). The organisational culture should support: 

 Respect and recognition of the value of patient engagement 
 Choice and flexibility in considering patients’ preferences 
 Diversity and inclusion to ensure adequate stakeholder representativeness 
 Respect, equality and fairness in the interaction with patients, which should be according to 

open, fair and consistent criteria that consider the level of involvement, the type of work and 
the skills and expertise required. 

 
 
 
 
 



  

18 
Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 4.1 Recommendations on the required capabilities for patient 
engagement  
 

ADDITIONAL RESOURCES 

 The European Medicines Agency have developed a framework for interaction with patients and consumers and 
their organisations, which describes EMA activities where patients and consumers are involved, eligibility criteria 
for patient and consumer organisations to be involved and, more recently, the principles of involvement of young 
patients and consumers. In addition, EMA provides Training and Resources for patients and consumers  

 The National Institute of Health and Care Excellence (NICE) has a charter describing how they engage with different 
stakeholders including patients and the healthcare industry 

 The European Network for Health Technology Assessment (EUnetHTA) Patient Input in Relative Effectiveness 
Assessments (REA). Updated 29 May 2019. This document reports the development of recommendations for direct 
patient input in EUnetHTA REA process within the Joint Action 3 (JA3 2016-2020). 

 FDA Patient-Focused Drug Development: Collecting Comprehensive and Representative Input. Guidance for 
Industry, Food and Drug Administration staff and other stakeholders (Draft guidance). June 2018. It addresses how 
stakeholders can collect and submit patient experience data and other relevant information from patients and 
carers for medical product development and regulatory decision making. In addition, FDA has a Memorandum of 
Understanding with the National Organisation for Rare Disorders (NORD) to conduct outreach on ways to enhance 
incorporating patient experiences into regulatory discussions.  

 CTTI rules of engagement includes a set of recommendations for research sponsors (industry and academia) and 
patient groups concerning engagement with patients around clinical trials. 

 PCORI Engagement Rubric. PCORI (Patient-Centered Outcomes Research Institute) website. 
https://www.pcori.org/sites/default/files/Engagement-Rubric.pdf. Published February 4, 2014. Updated October 
12, 2015. Accessed 27 June 2019 

 Patient organisations may also have specific rules by which they engage with different stakeholders such as the 
Code of Practice between patient organisations and the healthcare industry, a document developed by EURORDIS, 
EPF, EATG and the European Cancer Patient Coalition and endorsed by other organisations including Alzheimer 
Europe. 

 EUPATI Code of Conduct outlining the culture within the EUPATI consortium. 

 EUPATI Guidances for Patient Involvement in Medicines Research and Development26-29: 

o Guidance for Patient Involvement in Regulatory Processes 
o Guidance for Patient Involvement in Health Technology Assessment 
o Guidance for Patient Involvement in Ethical Review of Clinical Trials 
o Guidance for Patient Involvement in Pharmaceutical Industry-Led Medicines R&D 

 EFPIA Code of Practice, with specific chapters on the requirements to engage with patient organisations and 
healthcare professionals and their organisations. See also Working together with patient groups, document that 
complements EFPIA Code of Practice, developed by the EFPIA Patient Think Tank, Sep 2017 

 Association of British Pharmaceutical Industry (ABPI) Code of Practice for the Pharmaceutical Industry, 2019. Clause 
27 Relationships with patient organisations. See also Working with patients and patient Organisations, a 
sourcebook for industry, Version 1, Jun 2019 

 Patient-Focused Medicine Development (PFMD) Patient Engagement Quality Guidance 

 The ECAB Systematic Review: description of and working procedures of ECAB (European Community Advisory 
Board, scientific working group at EATG, established 1997) 

 Canadian Agency for Drugs and Technologies in Health (CADTH) has developed a framework to include patient 
input in their Scientific Advice programme 

 Canadian Institutes of Health Research Strategy for Patient-Oriented Research (SPOR) Patient Engagement 
Framework. Canadian framework for patient engagement in healthcare research. 
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 Patient Engagement in Health Research: A How-to Guide for Researchers. May 2018. Alberta SPOR Support Unite. 
Innovates 

 Alberta Health Services. Patient and Family Engagement Toolkit with tips for both patient and researchers when 
planning patient engagement activities. 

 Guidelines International Network (GIN) Public Toolkit: Patient and Public Involvement in Guidelines 
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8.4. Establish contact and interact with patients and patient 
organisations 

Establishing contact and interacting with patients and patient organisations is an essential step in the 
patient engagement process. The capabilities described in Table 8 may apply to all functions within 
stakeholder organisations directly involved in PE. However, they are of major importance for patient 
engagement functions who usually have a referent/expert role both for patients and patient organisations 
and the relevant functions in their own organisation. 
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* Patient organisations usually have their specific processes to reach out to their own networks (for example, but not exclusively, their membership) 
or through available networks of affiliated/unaffiliated patients (e.g. Rare Connect). Patient organisations have qualified staff with knowledge of 
patient organisations’ environment, specificities of the disease(s) and medicines R&D scientific and regulatory pathways. Liaising with patient 
organisations ensures the quality of the engagement. In addition, complementary channels to generate representative evidence-based PE practices 
should be explored by all stakeholder organisations involved in the engagement (see Representativeness). 
† Within patient organisations, social media channels could also be useful to engage with fellow patients, especially those who might not be 
necessarily affiliated to any patient organisation. Such tools include online communities helping to connect patients around the globe, such as Rare 
Connect, Mayo Clinic Connect or HealthUnlocked to name a few. Usually, messages shared within these platforms are monitored by a team of 
moderators (patients, patient representatives or staff) who check that the contents are not misleading or harmful and comply with the guidelines set 
by the platform in terms of privacy, respect and medical accuracy, among others. The specific case of Facebook support groups should be handled 
with caution, as although such platforms might be a way to connect with unaffiliated patients, they do not always undergo moderation or supervision 
and even may contain personal data and other confidential information. 

Table 8. Establish contact and interact with patients and patient organisations 

  Knowledge of the symptoms and main characteristics of the disease under question. 
 Knowledge of the patients’ ecosystem: patients’ journey, impact/burden of disease, patients’ needs 

of treatments and social support (e.g. reduced mobility, fatigue, need of a carer, stigma and 
discrimination), main challenges faced by patients living with the disease. Depending on the activity 
(e.g. if the purpose of the engagement is precisely to understand the burden of the disease), basic 
knowledge might be enough at the initial phase of the interaction. 

 Understanding the target population (matching the objective of the PE activity) to select the right 
person(s) to engage. 

 Understanding her/his own stakeholder internal procedures/rules to permit the correct liaison 
between the patients and the relevant functions responsible for involving the patients in a particular 
activity or project. 

 Knowledge and understanding of country specific legal restrictions on how and what is being 
communicated to patients and patient organisations (e.g. for clinical data there are legal restrictions 
especially at the national level on how and what can be considered when managing competing 
interests (see Managing competing interests section). 

 

 

 Transparent rules about how the 
organisation establishes contact with 
patients (and patient organisations) and 
communicates with them throughout 
the process of engagement*. 

 Ensure that patient(s) involved received 
appropriate feedback about their 
involvement in a timely manner.  

 Establish a multi-stakeholder feedback 
procedure to ensure continuous learning 
and capabilities development for the 
next engagement 

 

 Databases, either open access (e.g. 
Orphanet, PFMD’s Synapse, outputs 
from PARADIGM) or proprietary (e.g. 
EMA individual experts’ stakeholder 
database).† 

 Interactive technologies, and/or 
textual and visual media to adapt the 
interaction to patients’ needs. 

 Training package on communication 
for functions/positions/department 
willing to engage with patients, 
whenever necessary. 

 Training package for patient 
engagement functions (or equivalent) 
should include the above mentioned 
competencies. 
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 Whenever possible organisations should have dedicated staff to identify patients (and/or patient 
organisations) to engage in activities related to medicine’s research and development. Patient 
engagement functions should have the competencies described above and could raise awareness 
and inform the rest of the organisation on how to identify and reach out to patients.  

 An organisation’s own resources and strategy will define whether a specific position should be 
created for that purpose or if these capabilities should be present throughout the organisation. 
Within a company or organisation, it is useful to have a "Single Point of Contact" that can be the go-
to person(s) for patients and patient organisations. 
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9. Continuity and sustainability 

Under the umbrella of continuity and sustainability, we have included the capabilities related to financial 
compensation of patient participants and measurement of patient engagement impact.  

9.1. Financial compensation 

Covering expenses incurred during or as part of participating in any PE activities is considered good 
practice. Some organisations may also offer payment to the persons contributing to PE activities for their 
time, skills and expertise. Different rules may exist at the national, or even organisational level, 
determining who is eligible for payment, what aspects can be covered, and how much patients can be paid 
for their involvement. However, examples of expenses that are typically offered include: expenses related 
to travel, accommodation and subsistence, replacement carer costs, administration costs, and fees of 
conferences. For some vulnerable patient groups, planning for and covering the expenses of a person who 
can provide support for travelling or during the activity is essential to enable their engagement. Covering 
expenses in advance (so that patients are not left out of pocket or put at risk of being financially worse off 
as a result of their involvement) will facilitate the participation of patients and other stakeholders.  

Receiving payment(s) may have implications for the Income Tax or National Insurance contributions of 
some patients, particularly those receiving state benefits or a pension. National rules and laws may differ 
between countries. The way that reimbursement of expenses is settled should not create barriers that 
deter patients from being involved. Whenever possible and while respecting the applicable laws, as well 
as stakeholders’ policies, alternative rewards or benefits, or other possibilities, should be offered to 
patients who prefer for any reason not to receive a direct payment.  

All these expense and payment considerations should be addressed in a clear and easy policy (or policies) 
prior to starting, and throughout the PE activity, and according to existing guidances20,22 (see also 
Additional resources). The application of different terms, conditions, or procedures by different 
departments or groups of any stakeholder should be avoided unless fully justified by compliance reasons. 
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Table 9. Financial compensation 

  Ability to develop and provide clear and accessible information about what costs will be covered for 
the participant and supporter if required and the conditions, exceptions, procedures and forms that 
the person will need to follow and fill out to claim expenses and/or payments. 

 Ability to provide clear and transparent information about the payment or other rewards that may 
be offered, the way the payment/reward is estimated and the amount of time the patient would be 
involved, and if necessary of possible alternative options for payment and compensation. 

 Ability to understand the disease or other conditions and the impact that these could have in their 
involvement and any special requirements and preferences for which financial coverage should be 
envisaged (e.g. need of a carer or supporter during the PE activity, special equipment or facilities 
etc.). 

 Knowledge about existing practices, frameworks or policies at national, and when appropriate 
international level, about how to remunerate patients fairly for their input (fair market value). 

 Ability to support the patient to find and process relevant information about where she/he could 
receive expert advice based on the knowledge, about his/her responsibilities for tax, national 
insurance, state benefit purposes or others and the impact of receiving payment and existing 
possible legal options. 

 

 

 Clear expense and payment policies 
including well-defined lines of approval. 

 Payment terms and deadlines that are 
fair and respectful of all stakeholders’ 
circumstances 

 Respecting and considering advance 
booking/purchasing of travel tickets, 
overnight accommodation, care etc. by 
patient organisations.  

 Addressing the requirements of people 
with disabilities, vulnerable populations, 
or patients with specific needs due to 
their disease or condition. 

 

 Whenever appropriate, a dedicated 
page on the organisation’s website 

 Clear expense forms which can be 
easily filled out by the patient  

 Training about existing relevant legal 
frameworks for patient contributors 
and researchers and about other 
relevant aspects related to the 
financial aspects of PE. 

 Trainings, tools and systems which 
allow that paperwork to claim 
payment and reimbursement are kept 
to a minimum and are accessible and 
easy to understand. 

 

 Patient engagement functions should have the competencies mentioned above and establish the 
necessary links with legal and financial departments of their respective stakeholder organisations to 
ensure compensation policies are followed and timelines are respected. 

 Legal and financial departments should have the specific competencies related to the knowledge of 
existing frameworks, practices and policies and the processes and tools related with financial 
compensation.  

ADDITIONAL RESOURCES 

 Guiding principles on reasonable agreements between patient advocates and pharmaceutical 
companies. See chapter on Financial compensation and reimbursement of expenses. Project led by 
Myeloma Patients Europe on behalf of the workgroup of European Cancer Patient Advocacy Networks 
(WECAN), in close partnership with Patient Focused Medicines Development (PFMD).  

 U.S. National Health Council. Tools to Support Sponsor-Patient Engagement: Fair-Market-Value (FMV) 
Calculator and Engagement Templates 



  

25 
Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 4.1 Recommendations on the required capabilities for patient 
engagement  
 

 
  

 EFPIA Code of Practice, with specific chapter on the disclosure of support and services provided to patient 
organisations. See also Working together with patient groups, document that complements EFPIA Code 
of Practice, developed by the EFPIA Patient Think Tank, Sep 2017 

 Association of British Pharmaceutical Industry (ABPI) Code of Practice for the Pharmaceutical Industry, 
2019. Clause 27 Relationships with patient organisations 

 INVOLVE Involvement Cost Calculator 
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9.2. Measuring patient engagement impact 

There is increasing interest to demonstrate the added value or “return on engagement” of involving 
patients in decision-making across the medicine’s R&D spectrum30,31. Moreover, during the interviews 
conducted in PARADIGM around the sustainability of patient/civil society engagement initiatives, a more 
definitive demonstration of the value (of a particular activity or framework) to any given stakeholder was 
considered among the essential factors to ensuring the success and sustainability of a project or an 
organisation. 

Work is ongoing within PARADIGM to develop a monitoring and evaluation framework that considers the 
context (i.e. political, cultural, institutional, etc.) and mechanisms (such as the type of engagement) and 
their respective effects on outcomes and impact of patient engagement at the three decision-making 
points in medicines development. Based on the elements and dimensions covered in the preliminary 
framework, human and organisational capabilities are defined in the table below. 
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Table 10. Measuring patient engagement impact 

  Understand the monitoring and evaluation framework and how this can be used as a learning and 
evaluative tool to enhance patient engagement initiatives. 

 Ability to define monitoring and evaluation goals for one's own stakeholder group and to define, 
select or develop relevant indicators based on value and preference of stakeholders, and considering 
specific indicators in relationship to the decision-making point and to the activity in particular. 

 Ability to explain and make effective decisions about data sources and data collection. 
 Ability to select or develop evaluation tools and decide which perspectives to capture (e.g. patient 

partners, industry, researcher, regulators) and what outcomes or impacts to measure.  
 Ability to analyse and interpret data using a comprehensive approach, taking into account context 

influences (possible bias) and mechanisms. 

 Able to disseminate and communicate monitoring and evaluation results in a targeted and timely 
manner. 

 

 

 Co-creation and co-production of 
monitoring and evaluation plans in 
collaboration with all knowledge users. 
Both quantitative and qualitative 
measures are recommended. 

 Reflexive learning and feedback with all 
involved stakeholders (before and after 
the project or activity and/or at defined 
milestones). 

 Define and agree specific outcomes and 
impacts to be measured short, medium 
and long term. 

 Benefits, costs and challenges of patient 
engagement for all stakeholders should 
be given consideration (not just benefits 
for research). 

 Publication of consolidated evaluation: 
o To be applied to regulatory/HTA 

agencies and patient organisations.  
o Industry: internal assessment, 

namely key performance indicators 
(KPIs) related to patient engagement 
(as part of the overall company 
process quality control strategy). 

 Academic developers: internal 
assessment and quality control 
mechanism and/or as part of published 
research. 

 

 PARADIGM aims to develop an 
interactive digital tool (“map”) which 
can be used by PE practices to identify 
their pathway to impact and to tailor 
the framework to local needs. The 
framework will include several layers 
(e.g. per decision making point) and a 
“menu” of indicators (metrics). There 
are different ways to evaluate PE. 
People should pick what fits with their 
purpose and context. 

 Monitoring and evaluation tools with 
analysis features are needed. Interview 
guides, questionnaires, log sheets and 
observation forms are all tools. 

 Databases to identify and select 
appropriate tools (see additional 
resources).  

 Data analysis roadmap: how to organize 
and analyse data. This might require 
statistical tools or software (e.g. SPSS) 
as well as qualitative analysis and 
research tools for large bodies of 
textual, graphical, audio and video data.  

 Training on how to apply the monitoring 
and evaluation framework. 

 

 Dedicated budget for monitoring and evaluation (as it may not be forecast or accounted for). 
 Capacity and competencies for monitoring and evaluation within the organisation, or 

collaboration with research institutes. 
 Commitment to participatory evaluation approaches that involve knowledge users (e.g. patients, 

company staff, researchers, patient engagement facilitators, decision-makers) in the evaluation 
process. 

 Commitment to be a learning organisation that facilitates reflexive learning as part of the 
engagement process as well as within the organisation, modifying its behaviour to reflect new 
knowledge and insights.  
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ADDITIONAL RESOURCES 

 The Public Involvement Impact Assessment Framework (PiiAF) gives guidance on developing a plan 

 The NIHR Guidance for Feedback resource provides some practical tips to improve feedback 

 Center of Excellence on Partnership with Patients and the Public. Patient and Public Engagement 
Evaluation Toolkit 



  

29 
Copyright 2018 PARADIGM Consortium - 777450 – PARADIGM D 4.1 Recommendations on the required capabilities for patient 
engagement  
 

10. What to consider when engaging vulnerable populations 

Involving potentially vulnerable patient groups in patient engagement (PE) activities is often considered a 
challenge and, as a consequence, these patients have historically largely been excluded from PE activities, 
or indeed sometimes another person has been invited on their behalf (e.g. a relative or carer).  

Although patient involvement may, in some cases require extra effort, patients are the ones living with the 
condition and their contribution can be extremely powerful and important. Close relationships with patient 
organisations linked to the condition, or other organisations with expertise in how to involve the particular 
vulnerable group, could help to address the challenges of how to plan and execute the involvement of these 
patient groups in a meaningful way.  

In this section we have taken the example of children and young patients and people living with dementia, 
as they are the selected vulnerable populations in PARADIGM, to highlight some issues that need to be 
considered along the patient engagement process. However, the list of capabilities described at the end may 
equally be required by staff involved in patient engagement with other underrepresented groups such as 
migrants, incarcerated people or substance users. The sections Respect and accessibility and also 
Representativeness of all stakeholders also covers the capabilities required when engaging vulnerable 
groups. 

The example of children and young patients and people living with dementia 

Some issues need to be considered in the case of PE activities with young patients and people with dementia: 

Pre-requisites 

 High need of awareness about the value of engaging these groups. Existing misconceptions about their 
involvement should be addressed before starting the PE activity. 

 Involving them as a group is better than individually, but in both cases the support of a facilitator is 
needed. In the case of dementia, it should be understood how the disease may impact the person’s 
abilities and functioning and how to support the person to enable meaningful contribution (e.g. 
involving carers, if needed). 

 Acknowledge their right as any other patient to be involved in PE activities. 
 Ethical aspects should be addressed including promoting the autonomy and wellbeing of the person 

(e.g. respecting their ability to make their own decisions and /or providing support for this when 
necessary, presuming capacity etc.) using respectful and age-appropriate language (e.g. avoiding 
terms which have negative connotations such as sufferer, demented, etc.) and ensuring fairness and 
justice.  

Preparation of PE 

 Be aware of financial considerations, as additional support may require extra budget. Some people 
with dementia may receive a pension or other benefits. If compensation is offered, this should be 
considered and not prevent them from participating (see Financial compensation for further 
details). 

 Information should be given well in advance in an appropriate format and language. Children should 
also be involved in reviewing and testing information and educational materials to ensure that they 
are suitable to this target population. 

 Support should be provided to ensure the person feels prepared for the meeting. Having one single 
point of contact helps and improves the experience of engagement. 
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During PE 

 Considerations such as the optimal time for engagement (when the meeting is organised, duration 
of the event, breaks, ensuring that if the person has travelled he/she has enough rest, avoiding 
school term time/exam periods in the case of young patients) and the accessibility of the venue, 
need to be considered. Adequate facilitation of the meeting and ensuring that the PE activity 
corresponds to their needs and that they feel confident and enabled to participate during the PE 
activity is essential. 

 Specific needs linked to the patient conditions are mandatory to be considered when involving 
patients. e.g. sensorial disability. 

After PE 

 Respect and appreciation for the contributions of people with dementia, including receiving 
appropriate feedback and being thanked for their contribution are considered good practice. 
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Table 11. Specific capabilities to consider when engaging with vulnerable populations 

  Good knowledge and understanding of the medical condition (or other circumstances such as age) 
and how this may impact on the patient’s abilities and functioning and the support the patients may 
require for participation in a meaningful way.  

 Knowledge of the ethical principles of working with the specific patient or patient group to be 
engaged. 

 Understanding and knowledge of different methodologies that may be more suitable for the patient 
group to be engaged. 

 Knowledge of group processes (group dynamics) to ensure effective and balanced interaction 
between group members. 

 Readiness to trust this patient group’s ability of making/taking decisions and understanding of how 
to promote autonomy and enable capacity. 

 Communication skills: ability to prepare lay, clear and easy-to-read formats, contents and layouts, 
and to make the required adjustments for children and young people and people living with 
dementia. Understanding of how to write and communicate in a respectful way and avoiding any 
stereotyping, words with negative connotations, and in an appropriate tone.  

 Understanding and skills to adapt the meeting or event to the needs of the group to be engaged 
(including length of meeting, breaks, type of discussions, etc.). 

 

 

 Ensure that engagement occurs through 
a trained facilitator possessing the 
competencies mentioned above. 

 When involving children and young 
patients, or people with dementia, 
ensure that the materials used in the PE 
activity have been co-developed with 
and tested by this patient group. 

 Ensuring accessibility and flexibility (see 
Respect and accessibility section for 
more information). 

 

 When involving children and young 
patients or people with dementia, 
policies and forms should be adapted 
to include the involvement of this 
population (see additional resources). 

 When involving children and young 
patients, or people with dementia, 
consider the use of user-friendly 
digital technologies (e.g. in the case of 
youth social media, mobile devices, 
apps). 

 When involving elderly people and 
those with difficulties using digital 
tools, consider the use of accessible 
technologies. 

 

 Patient engagement functions, as well as staff involved in organising the activity, should have the 
competencies required above or at least be aware of them and liaise with vulnerable groups 
through appropriate facilitators specifically trained to engage with them. The organisation should 
consider the involvement of vulnerable groups in the development of code of conduct and rules 
of engagement. 

ADDITIONAL RESOURCES 

 Council of Europe Youth work competence 

 Principles on the involvement of young patients/consumers in EMA activities  

 International Children’s Advisory Network: Policies and forms 

 Lightbody, R. (2017) Hard to reach’ or ‘easy to ignore’? Promoting equality in community engagement, 
Edinburgh: What Works Scotland 
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 Gove, D., Diaz-Ponce, A; Georges, G et al (2018) Alzheimer Europe's position on involving people with dementia 
in research through PPI (patient and public involvement). Aging and mental health, 22:6, 723-729 
doi.org/10.1080/13607863.2017.1317334 

 Di Lorito, C., Birt, L., Poland, F., Csipke, E., Gove, D., Diaz-Ponce, A. and Orrell, M. (2017) A synthesis of the 
evidence on peer research with potentially vulnerable adults: how this relates to dementia. International Journal 
of Geriatric Psychiatry, 32:58-67 

 Report from consultation with children and young patients. KIDS Barcelona, Brussels, 11 Oct 2018 

 Report from consultation on patient engagement in development of medicines in dementia. 24 Oct 2018 
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7. Recommendations 

This document describes a set of capabilities required by all stakeholder organisations involved in the 
planning, implementation, reflection and evaluation of PE activities. Each stakeholder can use these 
recommendations to analyse their own organisation’s capabilities at a given moment and consider the 
elements described here to further develop or adapt the capability model existing in their own 
organisations.  

In general, stakeholder organisations involved in PE are expected to: 

1. Equip their organisations with organisational functions holding the core competency set and the 
core set of processes, tools and systems to be able to effectively carry out these priority areas: 
the aims and objectives of the PE activity are agreed and understandable by all stakeholders, 
aligned to patients’ needs and, that the right patient population matching these objectives is 
selected. 

2. This core set of capabilities should be expanded, where needed, to cover all relevant areas of PE 
from initially building the engagement framework to evaluating a particular activity for further 
improvement. 

3. Across organisations, the individual competencies should rely on the functions directly involved 
in the activities and more specifically will be concentrated within the functions dedicated to PE, 
which will act as the experts on the area of engagement and will act as a single point contact 
centralizing internal and external interactions. 

4. Supporting functions (e.g. legal and compliance, and finance) will be also required to hold certain 
competencies in the areas of interest related to their specific function (e.g. managing competing 
interests, establishing a financial compensation framework). 

5. It is for stakeholder organisations to decide whether other functions require competencies for PE 
based on their particular involvement, or on the organisational culture.  

The usability of the recommendations presented here will be further enhanced by integrating them into 
a toolbox containing online interactive features tailored to stakeholders’ needs, hence increasing their 
uptake and therefore contributing to ease and systematize the implementation of patient engagement in 
medicine’s R&D.  

Figure 3. Overview diagram of the capability framework. Core set of capabilities to carry out 
PE priority aspects can be further expanded to cover all relevant areas of PE 
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8. Annexes 

Annex 1: Role of patient engagement functions 

Results from a survey conducted in PARADIGM32 showed that the patient community would like to have 
“one-to-one support especially from the organising stakeholder and from a person/group with in-depth 
knowledge about the area of engagement”. In addition, the majority of industry respondents declared 
that their organisations have a dedicated PE function, however their actual involvement in PE activities in 
the 3 decision-making points was rather limited. Other sources have also shown the need for a 
coordinating function for PE in research33.  

Nevertheless, it must be emphasised that PE not only occurs in the PE department or related functions, 
but expanded to the functions directly performing PE. On an organisational level, it should be enabled 
through permissive implementation and supportive cultural structures and ethos, supported by top 
management.  

PE functions in the different stakeholder groups may act as a single point of contact either as a nominated 
person or a department and take responsibility to: 

● Identify the right patients for the PE activity. 
● Operationalise and manage PE throughout the process from start-to-finish. 
● Handle requests for collaboration that can cover a very wide range of activities. 
● Ensure maintenance of the quality of the PE process among the different functions involved (e.g. 

Clinical research team). 
● Establish and/or implement the defined framework for PE.  
● Be accountable towards the processes. 
● Act as reference/ expert in patient engagement within their organization. 
● Raise awareness about and foster PE. 
● Provide support to other functions on PE. 
● Organise training on PE for the organisational functions directly involved in PE.  

Patient engagement functions might be organised by types of activities in which the engagement of 
patients is requested (i.e. clinical trial design) or by medical areas. For example, pharmaceutical companies 
may have a PE department dedicated to rare diseases, while regulatory agencies may have staff dedicated 
to engaging with patients and staff dedicated to engaging with academics and/or clinicians. Similarly, PE 
functions in patient organisations could be organised by activity or stakeholder. 

In this context, PE functions may act as “knowledge brokers”34 to bridge the knowledge gap between the 
patient participants in PE activities and the relevant functions in the R&D process. And similarly, some 
competencies related with knowledge translation in health care35 are common to those required by PE 
functions: understanding the context, understanding the research process, how to share available 
knowledge in an accessible way, establishing trusting relationships and engaging with others, leadership 
skills, facilitating knowledge exchange among stakeholders and facilitating collaboration and co-creation. 
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Annex 2: Glossary 

Terms related to the capability model 

Adaptability 
Refers to the ability to respond to a change in circumstance or environment, in other words it shows the 
ability to learn from experience. 

Capability 
Combination of capacity and infrastructure (processes, tools and systems, and organisational structure). 

Capacity 
Combination of competencies and availability of resources (human, financial, and organisational). 

Competence 
Status of having acquired all competencies and ability of applying them effectively. 

Competency 
Combination of knowledge, skills and behaviours of an individual. Competencies can be acquired with 
training and/or through personal experience, in turn leading to overall competence. 

Organisation 
This refers to the organisational structure (functions). Each stakeholder group needs to organise its work 
in order to define how interactions with other stakeholders should happen in a way to maximise the 
benefit that can be achieved. It can also refer to the favourable organisational culture that can enable 
ethical and meaningful engagement. 

Processes 
Processes define how things can be done, and they can change in accordance with internal policies, 
regulations, technologies and other influences. Despite their adaptability, processes must be well defined 
and include how to interact with other stakeholders. 

Tools and systems 
Instruments necessary to perform or guide the implementation of a specific task. These can vary from 
technological tools to the ability to use certain systems in agreement with the other stakeholders. 
Although some of these tools may require investing financial resources, when addressing capabilities in 
this document, financial resources will not be considered. 

Transferability 
Refers to knowledge, functions, processes and tools, in part or in whole that should be designed in a way 
that they can be transferred between one stakeholder organisation to another to provide lateral support 
and knowledge exchange. For example; organisational structures and functions that exist in a patient 
organisation can be transposed onto unaffiliated patients or groups to enhance and facilitate patient 
engagement. Patient engagement should provide new opportunities to improve the capacity and 
capability of all stakeholders involved. Stakeholder groups (industry, academia, regulators, HTA bodies or 
others such as healthcare professionals) engaging individual patients in their activities or projects should 
ensure the transferability of complementary competencies, processes and tools, and provide lateral 
support and knowledge exchange. 

Example recommendations to ensure transferability in patient engagement include: 

• Using clear and understandable language and standard defined terms 
• Avoiding inaccessible reference literature 
• Using uncomplicated processes that are easy to understand and to implement 
• Relying on existing structures and processes. 
• Give guidance as to how knowledge, functions, processes and tools could or should be adapted 
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to fit a different stakeholder or situational need 

Terms related to patient participants in patient engagement activities 

Individual Patients: Persons with personal experience of living with a disease. They may or may not have 
technical knowledge in R&D or regulatory processes, but their main role is to contribute with their 
subjective disease and treatment experience 26-29. 

Carers: Persons supporting individual patients such as family members as well as paid or volunteer 
helpers26-29. 

Patient Advocates: Persons who have the insight and experience in supporting a larger population of 
patients living with a specific disease. They may or may not be affiliated with an organisation26-29. 

Patient Organisation Representatives: Persons who are mandated to represent and express the collective 
views of a patient organisation on a specific issue or disease area26-29. 

Patient Experts: In addition to disease-specific expertise, they have the technical knowledge in R&D 
and/or regulatory affairs through training or experience, for example EUPATI Fellows who have been 
trained by EUPATI on the full spectrum of medicine’s R&D26-29. 
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Annex 3: Methodology 

The methods used in the creation of this document were as follows: 

1. Scoping exercise of current literature 

A literature search of PE frameworks in the 3 decision-making points set by PARADIGM to look for capacity 
and capabilities were performed using PubMed. Search terms included: “patient engagement”, “patient 
and public involvement”, “medicines research and development”, “drug development”, “clinical trial 
design”, “clinical research”, “study design”, “health technology assessment”, “research agenda setting”, 
“framework”, “regulatory”. Google scholar was also used to look for articles within the education and 
business domains with search terms such as “business capabilities” and “organisational capabilities”. 

2. Grey literature review  

A review of grey literature was used to identify documents and reports not accessible through the usual 
health-related bibliographic sources (i.e. PubMed). Examples of documents identified through grey 
literature search include the EMA framework for interaction with patients and consumers and their 
organisations and the National Institute of Health and Care Excellence (NICE) charter. Cross-fertilisation 
of methods between PARADIGM work packages has also contributed to identifying a number of 
documents describing PE frameworks and other useful patient engagement resources. 

3. Development of a modified business capability framework 

Considering that patient engagement in medicine’s R&D is not a one-to-one activity but involves different 
stakeholder groups coming together in a collaborative partnership via their respective organisations, we 
decided to focus not only on the competencies required by the individuals involved in implementing 
patient engagement in medicine’s R&D, but also on the resources required at an organisational level. 

For-profit organisations have developed the concept of business capabilities as a central part of enterprise 
architecture36-40, it was agreed to adapt the following definition of a business capability model: ’a capability 
model describes the complete set of capabilities an organisation requires to execute or fulfill its core 
mission’39 .The definition of business capability (from the webinar “Putting Business Capabilities to Work” 
hosted by the Object Management Group, a non-profit technology standards consortium) was adapted to 
develop a modified business capability model consisting of four main pillars:  

1) Competencies (knowledge, skills and behaviours), 
2) Processes 
3) Tools and systems and  
4) Organisation (i.e. organisational structure); 

In addition, we also considered adaptability and transferability as two additional overarching components 
required to reflect the reality of the current patient engagement ecosystem in terms of constant 
adaptation and refinement (of processes and practices) and the needs of learning exchanges both within 
and across stakeholder organisations.  

4. Use of Patient-Focused Medicines Development (PFMD) Patient Engagement Quality Criteria.  

The modified business model framework was overlaid onto the existing Patient Engagement Quality 
Guidance developed (co-created) by the Patient-Focused Development (PFMD) initiative1. The Patient 
Engagement Quality Guidance provide an agreed set of overarching principles that help ensuring the 
quality of PE in existing and future projects, and enables showcasing the results and impact of projects in 
a systematic way. The PFMD quality guidance was used as an underlying framework to divide, where 
appropriate, the present document into sections that would cover the most relevant aspects of PE in 
medicine’s R&D. In addition, recommendations covering other areas relevant to PE in medicine’s R&D 
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have been included (e.g. capabilities required to manage competing interests). 

5. Methodology to populate the capability framework 

An authoring group was defined within work package 4 (WP4) partners. Within the authoring group, 
smaller sub-groups undertook the writing of the different sections, while others had only a reviewer role. 
Sub-groups were balanced in terms of stakeholder representation and were asked to reach out to missing 
stakeholders, if needed. Authors used a shared online document for transparency. An open review cycle 
was triggered after a section(s) was finalized. Editorial meetings, in addition to regular WP4 meetings, 
were scheduled to reach consensus on the content for each of the sections at key time points in the 
drafting of the deliverable. A first draft of the recommendations was also reviewed by the PILG. After that, 
a face-to-face WP4 workshop was held to validate the contents of the recommendations. The resulting 
version was sent for consultation to the whole PARADIGM consortium and PILG members. 

Complementary knowledge and experience within different stakeholder organisations is one of 
PARADIGM’s major assets and has contributed to define and co-create the required capabilities described 
within this document for each of the seven quality criteria and for each of the pillars of the business 
capabilities model. The experience within each of the areas of expertise within the consortium (patient 
organisations, academia, health care industry and other stakeholder organisations) has provided key 
information to fill in some of the gaps identified in existing frameworks, which describe the elements for 
a successful collaboration but not the capabilities required at personal and organisational level for each 
stakeholder to be better prepared and create the conditions for an effective and meaningful patient 
engagement. 

6. Research conducted in PARADIGM 

Results from other PARADIGM work streams has informed the development of these recommendations 
as follows: 

a. Work package (WP1) survey results 

Some of the key findings from the WP1 survey that have been considered when writing these 
recommendations are: 1) the need for better compensation to the patient community for their 
engagement activities, 2) their need for one-to-one mentorship, 3) the underuse of patient 
engagement functions throughout stakeholder organisations, 4) the greatest resource needs for 
more effective PE (identified as ‘A way to measure impact’ and ‘Better methods and materials of 
how to do it more effectively). Results from additional consultation with specific stakeholder 
groups showed that vulnerable populations: 

● identified that the voice of the individual person living with the condition must be used 
over that of the carer or parent where possible  

● myths and misconceptions must be addressed so that all parties can realise and utilize 
effectively the value that these populations can bring. Extra considerations regarding 
structure, material, timing, training, and location of any PE activity must be considered 
and accounted for to permit meaningful engagement 

In addition, HTA bodies confirmed that PE adds value to early dialogues, but barriers still need to 
be addressed such as; difficulties finding patients with the appropriate profile and capacity to take 
part, the lack of resources across HTA agencies to administer PE processes and the lack of 
adaptable tools that create a consistent framework for PE during these early dialogues 

b. Results of WP1 parallel Delphi expert panels and core capabilities for PE 

Three parallel Delphi expert panels were conducted with the aim of identifying and prioritising a 
minimum set of criteria for PE, from the perspective of the relevant stakeholders involved in each 
of the three decision making points of medicine’s development lifecycle relevant to PARADIGM. 
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The Delphi technique was chosen based on the assumption that the convergence on good practice 
elements and their relative value, steered by structured interaction among a group of individual 
experts on patient engagement processes, yields more accurate results than those from 
individuals, thus the consensus produced is more likely to lend credibility within the area of 
interest. The result of the three Delphi Expert Panels were three lists of relevant criteria to be used 
when assessing patient engagement in designing clinical trials, setting research priorities and 
engaging in early dialogues, respectively. 

Although all three Delphi outputs are not necessarily directly comparable (i.e questionnaire, 
expert panels were different for each decision-making point), there were some similarities in 
terms of the major themes and sub themes. There was convergence of the themes; Aims and 
objectives and Selecting the right patient population, which received the highest scores, whereas 
Sustainability was scored the lowest in the setting research priorities and clinical trial design 
Delphies and not considered in early dialogues with regulators and HTA. There was divergence of 
the following themes; PE impact, Evaluation of the PE practice, Involvement and participation, 
Feedback and Conflicts of Interest, meaning that these topics received different weighting across 
the three Delphi expert panels. 

The recommendations on the core capabilities for patient engagement described in section 4 are 
aligned with the results of the three parallel Delphi expert panels: When designing or 
implementing PE activities, consulted stakeholders agreed that the following criteria should be 
fulfilled with highest priority in the 3 decision-making time points relevant to PARADIGM: 1) the 
aims and objectives of the PE activity are agreed and understandable by all stakeholders, 2) the 
objectives should be aligned with patients’ needs and 3) the right target population matching the 
activity objectives should be selected. 

The capabilities related with these high-priority aspects of PE were agreed to be considered basic 
or core and therefore summarized specifically in Table 1. 

7. Research conducted in work package 6 (WP6): sustainability strategy 

A benchmarking analysis of different initiatives and organisations in the field of patient engagement and 
beyond was conducted in order to derive learnings from sustainability strategies applied in sectors such 
as environment, education, humanitarian NGOs and others. Such interviews focused in three pillars, 
namely culture, processes and resources, needed to make the initiative/organisation sustainable. 
Common elements to the interviews were identified and included: 

● Culture: Trust and transparency, keep consistency with vision and mission, involve all stakeholders 
(openness, win-win strategies), communication and solid governance. 

● Processes: Organisational flexibility, agility to evolve and adapt to changing needs, 
complementarity with existing resources. 

● Resources: Importance of the legal framework, metrics to assess value, independence (not only 
financial), compensation to participants. 

The required capabilities throughout all stakeholder groups for some of the elements mentioned above 
have been considered in the recommendations (i.e. trust and transparency, representativeness of all 
stakeholders, financial compensation to patient participants, measure patient engagement impact). 
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