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Purpose:

This handbook provides the main steps and relevant considerations for including the patient
community when developing a clinical practice guideline or a clinical decision support tool on rare
diseases. It also sets out approaches to involve and engage them throughout the process and
methods to gather feedback from them.

. European

DIRECTORATE-GENERAL FOR HEALTH AND FOOD SAFETY Vv Reference ERN
* Networks | GUIDELINES




o. -\ European
...o.. ‘0 Reference | ERN

0o’ Networks | GUIDELINES

TABLE OF CONTENTS

BACKGROUND 8
1.1 | Context for the involvement of patients with rare
diseases in the development of CPGs and CDSTs 8
1.2 | Profiles within the patient community and their
participation in the development of CPGs 8

REPRESENTATIVES OF THE PATIENT COMMUNITY: THE
ROLE IN THE GUIDELINE DEVELOPMENT GROUP(GDG)

AND THE PATIENT ADVISORY GROUP (PAG) 11
2.1 | Composition of the GDG, and its relationship with the
PAG 11
2.2 | Roles and functions of patients in the Core Writing
Group, GDG and PAG 13
2.3 | Selection and recruitment of patients 13
2.4 | Approaches for involving and engaging patients
throughout the CPG development process 15
2.5 | Available methods to collect information from the
patient community on the different stages of the CPG 17
PATIENT TRAINING AND SUPPORT DURING THE
GUIDELINE DEVELOPMENT PROCESS 19
3.1 | Type and target of training 19
3.2 | Training opportunities 20
FACILITATING PATIENT INVOLVEMENT AND ENGAGEMENT
IN THE DEVELOPMENT OF CPGS AND CDSTS 21

4.1 | Considerations to enhance the involvement of rare
disease patients in the development of CPGs and CDSTs 21

o ‘\ European

DIRECTORATE-GENERAL FOR HEALTH AND FOOD SAFETY ..' ‘l Reference | ERN

o, e9? Networks | GUIDELINES




L)
*s3\ European

."-..\

.3 Reference | ERN

oo’ Networks | GUIDELINES

CPG SCOPE 23
5.1 | The role of patients in setting the scope of the CPG 23
FORMULATION OF THE CLINICAL QUESTION 25
6.1 | Setting the formulation of a clinical question 25
SYSTEMATIC SEARCH FOR AND SELECTION, APPRAISAL
AND SYNTHESIS OF THE SCIENTIFIC EVIDENCE 26
7.1 | Systematic search for and selection of the literature 26
7.2 | Appraisal and synthesis of the evidence 27
WRITING RECOMMENDATIONS AND THE GUIDELINES 28
8.1 | Developing recommendations from the evidence 28
8.2 | Patient involvement in making recommendations 29
FINAL STAKEHOLDER CONSULTATION 30
S.1 | How to identify stakeholders and the advantages of
their inclusion 30
DISSEMINATION 32
10.1 | CPGs and CDSTs dissemination strategies 32
CPG IMPLEMENTATION 34
11.1 | Participation of patients with rare diseases in the CPG
implementation process 34
11.2 | CPG and CDST implementation strategies 34
UPDATING THE CPG 36
12.1 | Participation of patients with rare diseases in the CPG
update process 36
BIBLIOGRAPHY 37
ANNEXES 42
ANNEX 14.1 | How to access the “Development of Clinical
Practice Guidelines” course 42

-
o3, European

DIRECTORATE-GENERAL FOR HEALTH AND FOOD SAFETY ..'....‘I Reference | ERN
0o’ Networks | GUIDELINES




e, European

i3V Reference | ERN
00’ Networks | GUIDELINES

ABBREVIATIONS
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BACKGROUND

There are a number of challenges surrounding the development of CPGs and CDSTs for rare
diseases. One of the most relevant barriers is the lack of high-quality evidence, which cutting-edge
methodological frameworks like GRADE® rely on.

Therefore, there is a need for specific methodological approaches that can provide reliable and
useful CPGs and CDSTs for rare diseases. The project also aims to provide a common methodology
to harmonise the development of CDSTs and CPGs.

It is worth noting that within the scope of this document, “rare diseases” is the term used to refer
to rare diseases, as well as low prevalence complex diseases. In addition, the term “patient
community” includes patients themselves, as well as their representatives, relatives and carers.

1.1 | Context for the involvement of patients with rare diseases in
the development of CPGs and CDSTs

Patient involvement in guideline development is recognised by all international methodologies
(GRADE, AGREE, ADAPT, GIN) as an essential foundation stone for a high-quality guideline® % **

The importance of meaningful involvement of patients and patient representatives in further
underlined rare disease guidelines is due to the low prevalence of each condition, the medical
expertise, knowledge, and care being scarce, and future research opportunities being limited*.

Thus, including them at earlier stages of CPG development helps to identify, prioritize, and take in
several topics relevant for patients with rare diseases, as questions to be answered in the CPG that
would otherwise be missed by clinical experts and researchers>.

Consensus deriving from the international best practice methodology requires that active
involvement of patient and patient representatives in the guideline development group is essential.
Furthermore, a broader cohort of patients and patient representatives should be engaged at critical
stages throughout the guideline development process?.

This document aims to provide guidance on the process of enabling active participation and
engagement of the patient community with rare diseases in the development of CPGs and CDSTs.

1.2 | Profiles within the patient community and their participation in
the development of CPGs

Participants with different profiles can make the voice of the patient community heard in the

DIRECTORATE-GENERAL FOR HEALTH AND FOOD SAFETY v Reference
* Networks | GUIDELINES




w23, European
i3V Reference | ERN
0o’ Networks | GUIDELINES

development of CPGs. Each profile can give a different perspective on the condition. Thus, it is
important to involve individual patients, carers, expert patients and representatives of the patient
groups that can provide several complementary perspectives. The characteristics of each participant
and the potential contributions they could make to the CPG development process are described
below.

Individual patients and carers affected by a rare disease have expertise gained from the lived
experience of living with their health issue and understanding the holistic needs and impact on daily
life. They can provide valuable insight that could be important for the development of CPGs and
compensate for the lack of information on rare diseases”.

Expert patients demonstrate profound understanding of pertinent facts, possess experience
within a specific field, give a perspective and have strong communication skills. Beyond having
knowledge of the disease, they have relevant engagement experience with academic and other
stakeholders. These patients can assume diverse roles. For example, they can be responsible for
patient education and self-management with the condition, as well as for educating healthcare
professionals, particularly physicians and nurses, who may sometimes overlook the significance of
the experimental knowledge of the patient with the disease by focusing only on disease®.

Representatives of the patient groups play an important role in ensuring that the perspective
of the patient community, patient organisations and real-life experiences are integrated in GDG
deliberations. They also play an important role in identifying potential topics that may require or
would benefit from additional patient consultation, ensuring that patient inputs are adequately
considered. The representatives encourage the GDG to reflect on the real-life implications of
regulatory decisions, promoting a patient-centred approach’. Among the patient representatives,
there are those called “patient advocates” who have a potential advantage because they are
specialised in representing patients, survivors and carers. Patients advocates have the resources
and capacity to prepare responses that are based on a wide range of patient experiences, which is
why they represent a very good option for giving a voice to the patient community®. Patient
advocacy groups may be a useful resource for recruiting patients to participate in CPG
development®. Therefore, before beginning to develop a CPG, it is advisable to contact relevant
patient advocacy groups or patient organisations involved in rare disease research to ask about
opportunities for their patients to participate in CPG development and recruitment strategies®.

An important aspect to highlight for the representatives of the patient groups is the need to be
totally transparent with respect to their activities and funding sources'®. This aspect is something
that they will have to declare before becoming involved in the development of a CPG, like the other
members of the GDG.

As mentioned, the importance of considering all the profiles described when preparing a CPG lies in
the different inputs that each one can contribute. While individual patients and carers provide first-
hand experiences, expert patients contribute specialised knowledge, and representatives of the
patient groups ensure the inclusion of diverse patient perspectives. Their involvement in the
guideline development process ensures guidelines that truly prioritizes patient-centred care*®”.

For the purpose of this document, the term “patients” is used as a generic term that encompasses
individual patients, carers and representatives of the patient groups.
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Key issues

v' Rare diseases patients and cares can bring first-hand experiences and interesting
aspects that can compensate for the lack of information in rare disease.

v’ Expert patients possess experience and give a profound understanding,
perspective, while representatives of the patient groups ensure a patient-centred
approach in CPG.
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[2.

REPRESENTATIVES OF THE
PATIENT COMMUNITY: THE
ROLE IN THE GUIDELINE

DEVELOPMENT GROUP(GDG)
AND THE PATIENT ADVISORY
GROUP (PAG)

2.1 | Composition of the GDG, and its relationship with the PAG

As stated in Handbook #2: Appraisal of Existing CPGs and CDSTs for Rare or Low-Prevalence and
Complex Diseases*!, Handbook #3: Adaptation and Adoption of Clinical Practice Guidelines and
Clinical Decision Support Tools for Rare or Low-Prevalence and Complex Diseases*? and Handbook
#4: Methodology for the Development of CPGs for Rare Diseases, the GDG must be multidisciplinary
and represent the expertise and views relevant to the particular needs of the guideline®*. The GDG
has four key constituents:

V" Healthcare professionals who are involved at any stage of care for patients with rare
diseases.

V" International experts in the guideline topic.
v Representatives of the patient community

v’ Technical team (methodologist, information specialist, health economics expert).

In this document (Handbook #13), the focus is on one of these four constituents: Representatives
of the patient community (referred to in the previous 12 handbooks as patient and carer
representatives), who, for the purpose of this document, cover: Individual patients and carers, expert
patients and representative of the patient group.

The GDG is made up between 7 and 15 members, as mentioned in Handbook #4: Methodology for
the Development of CPGs for Rare Diseases. A large group exceeding 15 members is deemed
excessive and unmanageable, while a group with less than 7 members lacks the necessary
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representativeness'®. While no consensus exists regarding the optimal number of representatives
from the patient community that should be involved, it is essential to include at least one or two.
The involvement of at least two patients has been reported to offer different advantages, such as®
4,

e Providing partners to work with other patients and members.

e Reducing the feeling of isolation, which is a known barrier to patient participation.

e Building confidence, providing social support and empowering meaningful patients to
contribute.

e Expanding the groups * experiences and ensuring different aspects of the CPG are
covered from the patients’ or members * perspective.

e Compensating for the lack of information on rare diseases.

A good example of this practice can be seen in the study conducted by Bruce et al., (2022). This
study specifically focused on the inclusion of three patient advocates as active participants in the
CPG development process'®. However, it is recommended to recruit people who represent the
different profiles within the patient community? so that they can make contributions on the complex
conditions addressed and to deal with different roles or tasks.

In addition to the individuals representing the patient community who will participate as core
members of the GDG, it is advisable to create a Patient Advisory Group (PAG). The PAG is made up
of between 10-15 patients or representatives of the patient group to provide advice on the CPG
development. In this way, the GDG will have direct access to a broader range of patient perspective,
allowing for a structured way of participating in key stages of the guideline development process.
The communication flow between the PAG and the GDG is carried out bidirectionally through the
members of the patient community that are part of the GDG. This dynamic has been postulated by
the European Respiratory Society as a best practicels.

Figure 1 shows a graph of the relationship between GDG and PAG across representatives of the
patient community.

Figure 1. Communication flow between the GDG (through representatives of the patient community)

4 GDG A

= (Clinicians

= Methodologists

= Representatives of the

\ patient community [1-2]

[10-15]
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2.2 | Roles and functions of patients in the Core Writing Group, GDG
and PAG

In the development of a CPG, representatives of the patient community are best able to weigh up
the benefits and harms of clinical decisions, and express their preferences based on the balance
between desirable and undesirable effect'”. They can help in reducing uncertainties around clinical
benefit, affordability, and adoption/diffusion?®. In addition, they can have a role as partners in the
process of producing knowledge and in addressing evidence gaps for the management of rare
diseases™®. Then, it is critical that representatives of the patient groups become involved in the Core
Writing Group (CWP) because the CWP selects members/experts for the GDG, as representatives of
the patient community. The representative of the patient community in CWP can help to select and
recommend experts*®. As indicated in Handbook #4: Methodology for the Development of CPGs for
Rare Diseases, the first meeting of the GDG is the moment to establish the roles and functions of
each member. As for the representatives of the patient community, this handbook adapts the
National Institute for Clinical Excellence (NICE) proposal, and states that the roles and functions will
be as follows:

v Advise on the guideline scope and clinical questions.

v" Provide comments on the evidence review and ensure that recommendations address
patients " and/or carers " issues and concerns.

v' Consider the extent to which published evidence reflects outcome measures that patients
and carers consider important.

v Highlight areas where patient preferences and patient choice may need to be acknowledged
in the guideline.

v' Participate in formal consensus-building procedures where there are gaps in evidence.
v' Ensure that the guidelines are worded appropriately, and in particular the recommendations.
v Identify grey literature expertise in areas where there is a gap in the evidence.

To fulfil this role and these functions, representatives of the patient community who are members
of the GDG can also be the chairs of the PAG, as mentioned above. These representatives must act
as consultants to the patients to summarize their perspectives and transmit them to the GDG’,

The following sections will provide more details on the specific tasks that representatives of the
patient community have in assuming the roles discussed above.

2.3 | Selection and recruitment of patients

According to the Guideline International Network (GIN), there are two key types of recruitment for
including patients in the development of CPGs? and both can be used to recruit patients as core
members of the GDG or to engage them in the process? through the PAG:

v" Open recruitment: guidelines developers recruit for this role using the person specification,
thus enabling a wider range of people to become involved. This is a transparent procedure.

v" Nomination: used when developers approach a patient organisation which designates
someone to be their representative, who understands and reflects on the patient issues that
are relevant to the CPG.
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The methods to address open recruitment can first be secured through the European Reference
Networks members and through online and annual meetings®®. They can also be identified at
conference presentations, public engagement events, patient charities, research activities organised
by organisations for rare diseases and different scientific events where there may be an opportunity
to recruit patients with rare diseases®° %2 At these events, it is possible to contact medical societies
that have access to different patients, patient organisations and networks that could facilitate
access to patients with rare diseases®. Ultimately, in recent years there has been an increase in
the use of web-based technologies. For example, government and scientific and academic
platforms, such as Orphanet, and others channels, including social media such as Facebook,
Instagram and Twitter. These resources provide a potentially powerful approach to population
recruitment that is otherwise hard to reach for the  engagement of patients over a wide
geographical area. These approaches have demonstrated to be successful compared to more
traditional ones, such as pamphlets for example®>2*>,

The methods for nominated recruitment include resources such as patient advocacy groups. It is
recommended to first contact existing patient advocacy groups (ePAGs) or relevant organisations
that are active with the ERN or involved in rare disease research in order to inquire about
opportunities for patient involvement in guideline development and recruitment strategies'®82%2*
Additionally, it is important to involve healthcare professionals specialised in the rare disease in
question, which can be an effective method to identify potential participants®?>.

Furthermore, rare disease umbrella federations and genetic alliances can provide access to more
than 30 million people with a wide variety of rare and undiagnosed diseases. These entities are
non-profit health advocacy organisations with extended networks that connect different disease-
specific advocacy organisations and have the possibility to recruit patient with rare disease via
email?>. Moreover, healthcare providers specialised in treating rare disease may also be helpful in
identifying potential participants®®. Finally, the patient organising committee can identify
individuals in their networks who, in their opinion, would be interested in participating in the
development of different scientific tools*® such as CPGs and CDSTs.

Some of the methods used for each of the above-mentioned types of recruitment are presented in
Table 1:

Table 1. Recruitment methods.

Open Nominated

o ERN Annual Meeting20 o Patient representatives active in the ERN'®

o Medical and Professional Societies®® o Patient advocacy groups/ organisation/
representatives?’

o Government and academic websites® o Healthcare providers®*®

o Patient charities®* o Contacted by email****%’

o Public engagement events®* o Patient organising committee %

o Patients advocacy groups®? o Non-profit health advocacy such as

Genetic Allianze®

o Web-based approach: Instagram, Twitter

(now called X), Facebook and Google

advertising?*#*
o Contact with organisations through multiple

communications platforms and social media

channels®®
o Conference presentations®*
o Research activities organised by rare

diseases organisations*?
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2.4 | Approaches for involving and engaging patients throughout the
CPG development process

It is first important to clarify the differences between patient ‘involvement’ and patient
‘engagement’. The concept of patient involvement refers specifically to the rights and benefits of
patients to have a central position in the healthcare process, it goes beyond the sharing of
information: it is about the interaction between the patient and the healthcare provider and
encompasses a wide range of different aspects”. Then, when it is said that representatives of the
patient community are ‘involved ’, it implies that they belong to a GDG and are working throughout
the different steps of the guideline development process as core members of the GDG. Patient
involvement is recognised as a core standard and quality indicator in guideline development in all
international methodologies (GRADE, AGREE, ADAPT, GIN)* % 3% 2 Furthermore, international best
practice methodologies recognise that if patients are involved from the beginning and through all
stages of the process, the results will be more succesful*°.

In contrast, patient ‘engagement’, refers to patient/representatives of the patient groups as
external stakeholders who operate outside the GDG, so that patients are committed at specific
points in the CPG development process. In these cases, patients can be best engaged through the
establishment of a time-limited Patient Advisory Group with which the GDG can engage at specific
points in the process. To achieve this engagement, the chair of the GDG and the representatives of
the patient community in the core team should determine and agree on the optimal approach to
engage patients and their representatives throughout the different stages of the guideline
development process®®.

Although the processes of involvement and engagement are different, the strategies to achieve this
are similar and can be organised through three mains approaches: consultation, participation and
communication. The set of strategies proposed below is based on the GIN toolkit (https://g-i-
n.net/toolkit), which is a guideline on how to involve patients in CPGs, and on other scientific
publications. These strategies are defined by the flow of information between the GDG which will
develop the CPG and the patient(s):

v" Consultation: this is a process in which patients are asked about issues that are of greatest
importance to them?®. This process entails the collection of information from patient?, based
on a one-way flow of information from the patient to GDG%.

v' Participation: there are two types of participation. Firstly, active participation, which entails
the exchange of information between the GDG and the patients®. This type of participation
involves a two-way flow of information. These strategies can be used from the beginning to
the end of the development of the CPGs. Secondly, passive participation, which usually
occurs when patients take part in a research study as subjects/or participants or where
representatives of the patient group support recruitment>".

v" Communication: this implies a one-way information flow from the GDG to patients.
Communication refers to different strategies to inform patients by accompanying them in
the management of the disease, or assisting them in individual health decisions and
choices. The language used depends on the target audience, using scientific language when
addressing expert patients, or lay language for non-expert patients® Examples of such
strategies are patient information booklets or educational materials.

Figure 2 shows the type of participation according to the direction of the information flow.
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Figure 2. Proposal of the GIN toolkit classification of involvement and engagement strategies.

A S

Consultation

Communication

A / \ /

According to the above classification, consultation is the process that fits best to engage patients
and participation is the approach used to include representatives of the patient community in the
GDG. Both processes share methods for incorporating patient views such as surveys, focus groups,
interviews'® and GDG meetings®**. Moreover, methods for communication are available because
the information flow is targeted at the patients, so there are events where this process occurs such
as in conference presentations21 or annual meetingszo. Furthermore, it is important to maintain
transparency and keep patients up to date with the developments of the CPGs through newsletters®
or scientific publications®. Additionally, platforms, social media channels and campaigns are
methods that can be used to reach large geographically-dispersed groups®*. Section 2.5 describes
and provides a more in-depth insight into all the available methods for collecting information from
the patient community in the different stages of the CPG. Table 2 shows some of the above-
mentioned methods with which to approach the proposed strategies.
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Table 2. Examples of available methods on how to recruit, involve and engage patients.

e Web-based e Public
approach: Facebook engagement
21
Oben and Google events NA
5 advertising??**#
e Government and e ERN Annual
academic websites®® Meeting®
e (Contacted by e Patient advocacy
email**#%%’ groups®
Nominated , NA
e Patient e Healthcare
Representatives providers25

active in the ERN'®

. " e Conference
. )
ocus group presentations?*

18
e Surveys e Annual meeting®

B 2,32
e Public comment o EETe e

e Workshop %*? social media
channels or /and
campaigns®*

Involvement/Engagement

e GDG meetings®™

e Newsletters®

e Scientific
publications*’

*NA: not applicable

2.5 | Available methods to collect information from the patient
community on the different stages of the CPG

As mentioned previously, recognising the importance of the different methods available to collect
information from patients with rare diseases within the CPG development is of paramount
importance. By encompassing a range of perspectives, these CPGs achieve a broader, patient-
centred scope, and ensure the aspects of care that will be covered in the CPG. To do so, a strategy
is needed that captures the expectations, views, and needs of patients with rare disease **. The
first strategy often employed is consultation, which can be addressed using the different methods
presented in Table 3 below.

Among the available methods, workshop processes allow patients with rare diseases to share
information about their disease and its individual and social impact and highlight the importance
of uncertainties regarding clinical benefits, harms, and affordability, among other aspects. In the
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workshop discussions, the thematic analysis can be conducted according to the goal, and in order
to avoid losing information the workshops could be audiotaped and transcribed?'*> *”*® and thus
recover all needs, expectations and views shared. An innovative method for conducting workshops
is the “World Café”. This is a consensus-building-community participatory tool designed to allow
several small group conversations to take place at separate tables, with participants systematically
rotating to different tables approximately every 20 minutes. This method provides a setting in which
community participants can discuss diverse perspectives. There is also an online option that allows
geographically-dispersed participants with rare diseases engaging in discussions to convene as a
single large group and in smaller concurrent and separate group discussions as there are online
platforms that allow for random distribution in separate discussions group, thus maintaining the
same methodology as in the face-to-face modality?®.

Another one of the most commonly used methods to obtain information about needs, expectations,
perspectives and preferences are focus groups, discussions groups, interviews or surveysz. The
benefit of interviews conducted via telephone or face to face is to provide additional data on the
experience of the patient, including the diagnosis process, symptoms and specific impacts®’. It is
very important in the context of rare diseases because it offers the flexibility of being held at the
participants' preferred time and location (e.g. University Department, workplace, home), contributing
to a more accommodating and participant-friendly approach®>. Focus groups and discussions
groups allow for a thematic analysis of the information collected, making it possible to determine
whether the clinical question encompasses the needs, expectations, benefits and harms of patients
with rare diseases?**®*°. Moreover, surveys allow feedback to be obtained from patients on the
relative importance of a range of health outcomes®.

On the other hand, if the preference is to find a major group view, there are patient organising
committees which have functions such as consultations and focus on those issues which are of
greatest importance to patients (these committees are usually formed for patient advocates)?®.

Nowadays, CPG developers can use online methods such as social media threads, chat room
discussions and virtual meetings to post key questions to a public forum for feedback, which may
include an open space for discussion, ensuring a dynamic exchange of information. These kinds of
approaches may be useful for topics where a range of patient and public views are needed®?*°.

Table 3. Available methods for collecting information from patients on CPG development.

Available methods for collecting information from patients within the scope of CPGs

e Workshop?13>17:28,36 e Virtual meeting?®
e Online surveys?!333° e Targeted consultation with stakeholders ?
e Patient organising e Social Media*:
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committee o Social media threads

e One-to-one o Chat rooms discussions
interviews®’ o Public comments with the patient advocacy
group online

e Focus groups 213839
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0.

PATIENT TRAINING AND
SUPPORT DURING THE

GUIDELINE DEVELOPMENT
PROCESS

3.1 | Type and target of training

One of the objectives of the first GDG meeting is to identify the training needs of the group
members. As stated in Handbook 4#: Methodology for the Development of CPGs for Rare Diseases,
the members of the GDG may need to be familiar with aspects related to the development of CPGs
from the formulation of the clinical question in PICO format to the making decision on
recommendations based on the evaluation of the evidence with GRADE*>.

Providing training before starting work on the CPG is particularly relevant for representatives of the
patient community who belong to the GDG, as they have been shown to be reluctant to contribute
if they do not feel adequately trained**. This barrier can be easily mitigated through good capacity
building training, which includes the principles of evidence-based medicine, research methodology,
and effective communication®*. Supplying them with the necessary skills and knowledge about the
CPG development process would ensure that they contribute effectively along with the rest of the
GDG™.

When designing training for representatives of the patient community include the adapting the
content and format to their specific needs and roles during the development of the CPG. For this
reason, it is important to involve patients in the design and development of training to ensure that
it is relevant and effective for their needs ****** It should also be noted that if the CPG work is to
be conducted in English, the language level of representatives of the patient community should be
considered in case they need support in this area as well****,

One innovative approach that can be applied to this training is to integrate experiential learning
methodologies. This may include interactive workshops, case-based discussions, and simulated
exercises that mimic real-world scenarios in CPG development*.
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3.2 | Training opportunities

The expansion of patient-centred approaches and e-research tools has underlined the need to
effectively educate patients in order to provide them with a set of skills to support their active and
meaningful participation in research (which includes the development of CPGs). Hence, several
training opportunities (many with a heavy Internet-based component) have been created
specifically for patients with rare diseases, representatives of the patient group, and caregivers™
*8_Among the training courses available, special mention should be made of those designed and
implemented by EURORDIS through the EURORDIS Open Academy
(https://openacademy.eurordis.org/). This initiative offers a blended learning approach that includes
e-learning courses, webinars and face-to-face training, as well as research visits and networking
opportunities. Among the webinars available, there are some specific ones on GPC development
(https://www.eurordis.org/clinical-practice-quidelines-webinars/).

Other options available are offered by the European Lung Foundation (ELF,
https://europeanlung.org/en/about-us/our-patient-input-process/) and the European Patients
Academy on Therapeutic Innovation (EUPATI, https://eupati.eu/). They can help develop patients’
skills and enable them to understand the scientific landscape, to discuss with researchers and other
stakeholders on an equal footing, or to develop those personal skills that are essential for the
interactions with the GDG or the development of CPGs™.

Finally, a specific training for the development of CPG is designed and carried out within the
framework of the ERN Guidelines Programme, called “Development of Clinical Practice Guidelines™®,
which is aimed at clinicians, methodologists and members of the patient community. It is designed
to be flexible and to address the needs, expectations and preferences of the target population. It
includes content on methodologies for the development, appraisal and implementation of CPGs and
CDSTs, and also offers strategies for involving patients in the process. Synchronously, it ran from
March to June 2021, with the participation of members of the ERNs. Currently, this training is
available to do on a self-managed basis in the EU Academy*° and is intended for anyone who is
involved in a CPG development process, specifically clinicians and representatives of the patient
community. This training is an interesting tool for patients before the start of the development of
CPGs and CDSTs™. It can be accessed through the following link: https://academy.europa.eu/ (see
easy access in Annex ).

In addition to the formal training programmes such as those discussed above for providing valuable
knowledge, the inclusion of ongoing mentorship and peer support mechanisms is equally crucial.
These support structures can offer a continuous learning environment, where experienced mentors
guide rep