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Executive Summary

he CAPOIRA project has reached all of the milestones and achieved all

of the deliverables set out in the contract signed with DG Research of the
European Commission in the context of the Sixth Framework Programme.

As an experimental project it has shown that the pilot capacity building sessions
on clinical trial protocols developed by EURORDIS and INSERM in France can
be successfully extended to other European Countries.

Through the European Workshop on ‘Gaining access to Rare Disease Research
Resources’ it was possible to identify what the rare disease patient community
needs in terms of research activities while at the same time presenting them with
key tools that already exist in the area of rare disease research at European
level.

The evaluation carried out by INSERM allowed us to identify what worked best
during these events and then formulate a ‘way forward’ with specific European
Recommendations for future capacity building events. Overall, the patient
representatives’ capacity building activities through the specific support action
have:

e contributed to bridging the gap between the patient community
and the scientific community in the EU

e enhanced potential future collaboration in research projects

e helped define the future strategies and methodologies for patient
capacity building in research.

However, there remains a significant need to build the capacities of patient
representatives. The attached evaluation report shows how these newly acquired
skills can contribute to empowering and boosting the confidence of the patient
representatives and therefore making them true partners during the research
activities that are performed on their bodies and the bodies of their children
during clinical trials.

Project Manager: Yann Le Cam, C.E.O, Eurordis

Project Coordinator: Shane Lynam, Health Policy Project Coordinator, Eurordis




1. Introduction

The following document will give a global overview of the activities that took place
during the eighteen months of the CAPOIRA project. It systematically goes
through the areas of activity common to all DG Research projects: coordination,
communication, evaluation and the activities specific to this project, both capacity
building events: the European Workshop on ‘Gaining access to Rare Disease
Research Resources’ and the sessions on clinical trial protocols in Spain, Italy
and Denmark. It then goes into some detail regarding the evaluation of the
project: Chapter 5 summarises the synthesis of the participant’s feedback, via the
analysis of the questionnaires and the subsequent report. The final two chapters
outline a ‘way forward’ and form some conclusions.

This document is a condensed, publishable version of the periodic activity report;
a more technical document

CAPOIRA Activity Report, September 2008
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THE PARTNERS

The CAPOIRA project featured five partners from four different countries.

INSERM is a public institution with a scientific and technical vocation,
under the dual auspices of the Ministry of Health and the Ministry of
Higher Education and Research. INSERM scientists work towards
improving human health. Inserm is the only French public
organisation entirely dedicated to biological, medical and public
health research. Its researchers are committed to studying all human
illnesses, whether common or rare.

www.inserm.fr/en/

FEDER, Federacion Espafiola de Enfermedades Raras, is a charity
organisation which represents more than 90 rare diseases support
groups in Spain. FEDER mission includes the following objectives:

* To promote research and development of new treatments for rare
diseases patients;

« To fight for the rights of Spanish citizens affected by rare diseases;
« To improve information on rare diseases;
» To improve medical and social assistance for patients.

www.enfermedades-raras.org

UNIAMO is a National Alliance joining organizations of patients
suffering from rare diseases, with the aim of defending their rights
and improving quality of life for all people involved. UNIAMO was
founded in 1999 in Rome, promoted by a small group of
associations. Today, UNIAMO has more than 50 member
organisations, covering more than 600 different diseases. UNIAMO
is also member of the European Organisations for Rare Disease,
EURORDIS. UNIAMO is the only lItalian alliance representing a
variety of rare diseases and the taking care of the needs of all
involved people.

http://www.uniamo.org/

RDD is an alliance of more than thirty national rare disease
organisations. Rare Disorders Denmark works to improve the living
conditions for people suffering from rare disorders and create a
space for the mutual exchange of ideas and experiences.

CAPOIRA Activity Report, September 2008



www.raredisorders.dk

Although not a partner, the ECRIN project® played an important role
in the CAPOIRA project. Jacques Demotes, the leader of the project,
helped us make contact with relevant members of the network for the
national training sessions early on and Christian Gluud presented at
the European workshop.

REMINDER OF GENERAL PROJECT OBJECTIVES

As set out in the contract signed in December 2006, the main goal of the
CAPOIRA project was to increase the capacities of patient organisations - as a
section of civil society - in order to promote their participation in the following
research activities:

= Clinical trials, private or public, both at national and European
level.

= Health research projects (clinical and non-clinical), funded at EU
level by the 7th Framework Programme for R&D.

The project set out to achieve these overarching goals by firstly, developing a
capacity building module on clinical research in three EU Member States and
secondly, organising a European two day workshop on “Gaining Access to
Rare Diseases Research Resources” dedicated to patient organisation
representatives in order to facilitate their participation in EU funded projects. The
workshop was also open to scientists in the field of health research.

The project sought to develop two routes of capacity building for patient
organisation representatives (sessions on clinical research and workshop on
access to research resources) in order to fulfil the specific objectives of the
project.

! http:/www.ecrin.org/
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REMINDER OF SPECIFIC PROJECT OBJECTIVES

The following were specifically mentioned in annex 1,’the description of work’ as
being key goals for the project

To familiarise patient and family representatives with the evidence-
based medicine frame, the concepts and vocabulary of clinical
research.

To empower patient representatives and foster their potential active,
confident and informed participation in clinical trials, and more
particularly for rare diseases clinical trials, orphan drugs and
paediatric drugs.

To develop a European network of trained patient representatives
able to participate to the elaboration of clinical trial protocols.

To identify the specific knowledge and methods needed by patient
organisations in order to cooperate with researchers and clinical
teams.

CAPOIRA Activity Report, September 2008



2. Coordination

Waork Package 1

For a description of the approach to preparing the European workshop please
see chapter 5.

STEERING COMMITTEE KICK OFF MEETING

In March 2007 the first Steering Committee meeting took place at
the EURORDIS offices in Paris. This meeting included
Dominique Donnet-Kamel of INSERM, Work Package 6 leader,
the various national capacity building sessions Work Package
leaders (Renza Galluppi, UNIAMO, Work Package 3 leader,
capacity building in Italy, and Susana Diaz, FEDER, Work
Package 2 leader, capacity building in Spain) and Jacques
Demotes, the leader of the ECRIN project.

The meeting was a chance to reintroduce the project to the
partners and ensure that they were aware of their expected role.
The administrative issues that partners would face during the
course of the project were presented; the importance of accurate
financial reporting was stressed. The work package leaders were
reminded of the project deliverables and the methodology
decided upon during the preparation of the contract. The
afternoon was dedicated to the evaluation process; this aspect

CAPOIRA Activity Report, September 2008



would be managed by Dominique Donnet-Kamel with the help of
the consultant, Florence Paterson, Sociologist INSERM.
Florence has extensive experience in the management and
analysis of questionnaires.

The Workshop leaders were then asked to start the process of
identifying the trainers at national level. They were asked to
identify trainers with the appropriate backgrounds, a mix of
pedagogic, scientific and lingual skills. It was decided that the
best way to proceed would be to hire two trainers for each
session, one with a scientific background and one with a
background in patient associations. As head of the ECRIN
project Jacques Demotes would contact his counterparts in
Spain, Italy and Demark to help identify the trainers with the
appropriate scientific background.

‘TRAINING OF THE TRAINERS’ MEETING

Original Methodology

The project description set out the following approach to
identifying the partners. Partners 3 to 5 (FEDER, UNIAMO and
RDD), together with the relevant national partners of the ECRIN
project, will identify in Spain, Italy and Denmark two national
trainers willing to jointly lead the capacity building sessions for
patient representatives: one trainer will have a scientific
background as a clinical researcher and the other trainer will
belong to the associative world. Trainers will be identified by
early March 2007 .

From early March to the end of April 2007, partners 3 to 5 will
ensure the translation, performed by the trainers, of the
pedagogic tool in Spanish, Italian and Danish while taking into
account ethical concerns in adapting the tool to the local cultural
and regulatory environment

Identified trainers will meet for two days at the end of April 2007
together with WP1 co-leaders from EURORDIS and INSERM
who already have the experience of working together on the
experimental module developed and implemented in France. At
this meeting, trainers will agree on a common strategy,
methodology and pedagogy, as well as review and accept
common principles (scientific, pedagogic and organisational) and
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validate possible national variations to ensure coherence
between sessions.

After this meeting, trainers will finalise, by May 2007 (M5), the
national versions of the pedagogic tool in Spanish, Italian and
Danish

Actual Methodology

The training of the trainers meeting took place on the 27" of April
2007 at the Telecom Future Centre in Venice. EURORDIS
collaborated with the Italian partner, UNIAMO for the logistics of
this particular aspect of the project.

The objectives of the meeting were to present the materials,
which were developed by INSERM and EURORDIS for the initial
capacity building sessions in France, to the national trainers that
had been identified by the trainers for the project. Francois
Faurisson presented the capacity building session materials and
then responded to the questions of the trainers. Dominique
Donnet-Kamel also attended this meeting to present the
evaluation procedure. Christian Gluud of ECRIN, the Danish
trainer for the scientific part, who was unable to attend because
of an airport staff strike in Denmark, passed on his comments to
Xavier Carne. Several changes were proposed to be
incorporated into the materials. It was agreed that the trainers
would prepare their presentations on the basis of the French or
English version of the pedagogic tools available to them. The
trainers would be allowed to make the changes to the materials
as they saw fit as long as these changes would then be
incorporated into the final template version at the end of the
project.

10
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Table 1: National trainers

Italian Spanish Danish
Trainers Trainers Trainers

Scientific Dr. Arigo Dr. Xavier  Lisse Lotte
aspects Schiapatti Carné Wesley
Mario ECRIN Ph.D.
Negri Hospital RDD
Institute, Clinic of Denmark
Italy Barcelona
Spain
Patient Poala Evanina M. Dr Christian
Association | Serena Makow Gluud.
aspects UNIAMO  Asociacion Head of the
Italy "Piel de Copenhagen
Mariposa”  University
Spain Denmark

CHANGES IN THE PLANNING OF THE PROJECT

As the project has moved forward there have been adjustments to the approach,
these were either administrative changes or changes to the methodology. The
following is a detailed list of the changes and their eventual repercussions on the
planning of the project.

= The training of the trainers meeting’: the venue of the meeting
was changed from Paris to Venice. The Italian partner UNIAMO,
which has offices in Venice, proposed to organise the meeting.

= Changes to the pedagogic material: instead of developing a
common version of the slides beforehand the trainers have
developed their own version based on the French/English version
given to them and have then been asked to write up their changes so
that they can eventually be discussed and incorporated into a
common European template version. These changes are included in

11
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the national reports. The final version will be adatpted and used for
future sessions in other counties.

There was some difficulty finding a suitable date for the Danish
session and as such the timeframe did not allow us to print a leaflet.

Jerome Parisse Brassens has been replaced by Paloma Tejada as
Communications Manager at EURORDIS.

The proposed second Danish capacity building session (see activity
report February) was not possible because of budgetary constraints,
in particular unexpected costs for Work package 1.

It is envisaged that a final leaflet will be developed by Eurordis after
Capoira for the training sessions that have already taken place, this
will serve:

0 To explain the need, logic and the methodology of the
capacity building sessions, highlighting the fact that the
approach has been tested in three European countries.

0 As atool for promoting the sessions amongst other
potential rare disease national federations who might be
interested in planning a session.

0 As atool that could be used when trying to obtain
funding for future capacity building sessions, an ongoing
process. Although this was mentioned in the initial
project, what was envisaged was an English version of
the Spanish and Italian leaflet. As the participants in
these sessions would not really have benefited from this
document, this new approach is deemed more
appropriate.

The final steering committee meeting was replaced by a meeting to
discuss the evaluation report and prepare the way forward
document. This meeting took place between Yann Le Cam, Shane
Lynam and Dominique Donnet Kamel at the Eurordis offices in Paris.

12
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COMMUNICATION

Work Package 1

Several initiatives have been put in place by EURORDIS and its partners to
disseminate information regarding the CAPOIRA project. This is seen as key to
any future development of the CAPOIRA pilot sessions to other European
countries.

e EURORDIS has included several articles on the CAPOIRA project on
its website and newsletter: an information page on the project in its
six working languages (English, French, German, Spanish, Italian,
and Portuguese see annex 1) an article announcing the European
Workshop (annex 2), Click here for the English version.

e The capacity building sessions themselves were well advertised by
the partners (website and newsletter)

e A leaflet was developed for the Spanish and Italian sessions (see
annex 3 and annex 4) with programmes and logistical details
concerning the session. A third English leaflet is also envisaged post
CAPOIRA.

e The European Workshop in May 2007 in Paris was an opportunity to
introduce the CAPOIRA project to the rare disease community. Yann
Le Cam, CEO of Eurordis made a presentation on ‘Capacity Building
for Patient Associations’.

e The proceedings of the European Workshop on ‘Gaining Access to
Rare Disease Research Resources’, (including the recommendations
made by the participants) were copied onto CD Rom which was
widely distributed.

e The results and recommendations based on the outcomes of the
European Workshop were then presented by Fabrizia Bignami,
EURORDIS’ Director for Research & Therapeutic Development and
CAPOIRA Work Package 5, European Workshop, leader at the
European Conference on Rare Diseases in Lishon on 26-27
November 2007, organised under the Portuguese EU Presidency.

13
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3. Capacity Building
Sessions

Wark package 2, 3 and4

5 capacity building sessions have taken place. Reports have been received for
the Spanish, Italian and Danish sessions. The sessions varied in format and
number of attendees ranged from 15 on the case of the Italian session to 40 in
the case of Spanish. The partners were given a large degree of autonomy in how
they organised the event as long as the details were included in the report and
the presentations, and the participant list was sent back to the project
coordinator, Eurordis.

14
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SPAIN

Dates: 30/06/2007 and 27/10/2007
Work package leader: Susana Diaz
Trainers: Xavier Carné and Evanina M. Makow
Participants: 40
See report of session,annex 6

As with the structure of all three national sessions, the Spanish Sessions
were divided into two parts; the first one was the scientific part, exposed
by Dr. Xavier Carné, representative of ECRIN (European Clinical
Research Infrastructures Network), who currently works in the Hospital
Clinic of Barcelona. In this part Dr. Carné exposed two topics: the first
one about “Reading of the protocol in Clinical Research: Methodology
and Development of a Clinical trials”, and the topic of databases for
Clinical trials.

Evanina M. Makob, Manager of the Association Epidermiolisis Bullosa
(AEBE), presented the second part of the session on “Ethical Principles
of clinical research”. to the attendants.

Although Workpackage 6 on evaluation will synthesises the feedback of
the participants the report show that the participants considered the
session a very positive experience and the information received
complete.

ITALY

Dates: 01/072007 and 30/09/2007

Work package leader: Renza Galluppi
Trainers: Arigo Schiapatti and Poalo Serena
Participants: 15

The first session took place on the 21* of July in Milan and the second
on the 24" of September in Rome. In annex 3 you will find a full
programme. The attached report, annex 7 synthesises the views of the
participants.

DENMARK

15
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Date: 17/11/2007

Work package leader: Lene Jensen

Trainers: Dr.Christian Gluud, Lisselotte Wesley
Participants: 22 participants

The first part of the session was prepared by Christian Gluud
who based his presentation on the original slides. His
presentation featured a specific section on the case of rare
disease trials and an overview of ECRIN. His presentation
included aspects such as the hierarchy of evidence based
medicine approaches and a more general report related to the
history of clinical trials, this included the James Lind Libraryz,
Povl Heiberg and his work on stastical survey methodology and
Johannes Fibiger who showed the efficacy of serum therapy on
mortality

He also emphasised the need for limited bureaucracy in the
organisation of clinical trials in order to make it easier for doctors
to start trials for rare disease patients, the example of a trial with
only one patient was given. .

A particularly fruitful part of this event was when Lisse Lotte
Wesley divided the participants into groups and gave them the
opportunity to discuss specific case studies linked to clinical trial
protocols. During this session first hand testimonials were
recuperated from the participants. Please see the report in annex
8 for more information about this and annex 5 for a full
programme.

2 http:/iwww.jameslindlibrary.org/

16
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4. The European
Workshop on,
‘Gaining access to
Rare Disease
Research
Resources’

Work Package 5

The European Workshop was a resounding success. The results of the
analysis of the questionnaires showed that the participants found the
experience extremely informative. The background of the participants
was a mix of medical experts; patient representatives and public officials.
Please note the The Programme, annex 9. The Full proceedings were
burnt onto a CD Rom and distributed widely, please contact Eurordis if

you would like a copy.

As set out in annex 1, ‘the description of work’ of the contract, the
European Workshop on gaining access to rare disease research
resources took place during the 10™ annual EURORDIS Membership

17
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Meeting on the 4 and 5 May 2007 at the Pasteur Institute in Paris. The
main focus of the two days of debate was ‘Gaining access to Rare
Disease Research Resources’.

The event was well attended with 270 participants from 27 countries and
focused on the various issues relating to gaining access to rare disease
research resources.

The audience was made up of 75% rare disease patient associations and
25% researchers, healthcare professionals, industry representatives and
public policy makers. This reflected the very large interest raised by the
scope of the topics covered in the programme.

It was particularly pleasing to have the cooperation of DG Research in
the run up to the conference, the efforts made on their behalf to ensure a
fruitful collaboration with EURORDIS and its partners reflect the general
trend towards better cooperation between civil society and the scientific
world facilitated by the European Commission.

The aim of this European Workshop was to provide patient associations
with a solid understanding of the concepts, vocabulary, policies and
instruments of health and social research activities at EU level and
bridge the gap between patient groups and scientific leaders so as to
enhance their common capacity to jointly develop projects in the future.

This European Workshop also provided the opportunity for participants to
learn how to become actively engaged in EU funded research and learn
the language and tools needed to increase their involvement. The
workshop set out to help participants to act as catalysts in the
development of European research, either in specific terms, or more
general terms.

One of the many conclusions to come out of the debate was the ever
increasing need for information about initiatives to support the European
rare disease research community. It was apparent from the comments
made by the participants that it is often the case that the stakeholders
are simply unaware of what is available to them at the European level.

It is our belief that the recommendations which synthesise the lively
discussions should contribute to any future approach to the development
of research policy on rare diseases.

This could for example ensure the adoption of successful clinical
research initiatives which impact on the rare disease patient community.
These points are developed in the CAPOIRA recommendations that are
to be developed as part of Work Package 6 on Evaluation.

18
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See (see annex 10 and 11) for the resulting recommendations from the
parallel workshops that took place.

19
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5. Evaluation

Waork Package 6

WORK PACKAGE METHODOLOGY

The evaluation methodology began during the kick off meeting in March
and was followed up with a lengthier discussion at the Eurordis offices in
April. A working group which included Shane Lynam, Yann Le Cam,
Francois Faurisson, Fabrizia Bignami from Eurordis and Dominique
Donnet-Kamel from INSERM were in charge of ensuring that the
questionnaire assessed what was set out in the original methodology.
The structure of the questionnaire and the formulation of the questions
were elaborated by Florence Paterson. Along with Dominique Donnet-
Kamel they then began working on a draft. They agreed on the content of
Part 1 which would be common to all three questionnaires and then
started to work on Part 2 tailored for the European Workshop, the
capacity building sessions and the CIPAST list.

Several drafts of the questionnaires were circulated among the group
members before agreeing the final versions. The final version was then
validated by the Steering Committee before dissemination.

The first questionnaire was translated and distributed at the workshop..
Out of 250 participants, 80 filled out questionnaires were returned. The

20
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second questionnaire, written for the capacity building sessions was
firstly translated into Italian, Spanish and Danish and then sent to the
partners. All participants to the capacity-building sessions in Denmark,
Italy, Spain, were handed the questionnaire at registration, they were
also asked to fill in a form declaring that they would accept to be included
in the EURORDIS European database. This database will represent a
precious source of trained patient representatives able to participate in
FP7 expert review panels and EU regulatory activities, such as the
EMEA protocol assistance and the validation of European Public
Assessment Reports.

SUMMARY OF EVALUATION REPORT

The following is a synthesised summary of the findings of the more
detailed evaluation report in annex 12. The document was prepared by
Florence Paterson and Dominique Donnet-Kamel of INSERM and is the
result of an analysis of all questionnaires filled out by the participants in
the CAPOIRA project events.

The Evaluation Report is made up of two parts:

1. An evaluation of the outputs of the European Workshop and of the
capacity-building sessions on clinical trials. This evaluation set out to
investigate whether the capacity building sessions and the workshop
reached their goals: have they provided the participants additional
knowledge, tools and confidence to develop their capacity (and the
capacity of their organisation) to take part in the development of research
on their disease(s)?

2. An assessment of the means to develop capacity building: the survey
should consider the kind of resources, methods and ways of accessing
information that patient organisation representatives consider helpful and
worth developing to increase capacity building.

The evaluation of the methodology consisted of a questionnaire survey which
was collected from the participants at the capacity building sessions in Spain,
Denmark and Italy (71, response rate of 92%), and from the European
Workshop participants (80, response rate of 40%). The survey was also sent
to a network of European rare disease associations through the Inserm-

21
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Cipast database, but the response rate was too low (5) to be taken into
consideration.

SYNTHESIS AND ANALYSIS OF THE MAIN RESULTS

The survey originates from 13 different European countries. It
concerned exclusively the rare diseases patient associations, alliances or
federations.

Profiles and experience

Several strong features emerged from the results of the first part of the
guestionnaire regarding the personal characteristics of the participants
and their motivations to participate in CAPOIRA.

- The people who answered the survey were made up of 40% parents,
35% patients, and 10% staff. This showed that the sessions reached
the target of experienced lay patient representatives. About 2/3 were
women, and 67.5% are more than 40 years of age. On the whole 55%
are involved in organisations created less than 15 years ago, which
confirms that the movement is relatively recent. 26% have been involved
in their organisation for less than five years, but the majority, 46%, have
a longer experience and seem to have a high degree of involvement and
of experience in the patient organisation movement.

- The language barrier has to be taken into account in the capacity
building initiatives

Involvement in research

The survey intended to in this first part provide a profile of the research
activity the patient representative’s organisations are involved in: to what
extent are the participants to CAPOIRA aware of fundamental and
clinical research developed on the disease(s) their organisation
represents? What contacts do the organisations have with research
institutions? To what extent do the organisations provide financial
support or participate in research programmes.

The main results show:
- A high level of proximity with research:

e Information and contact with researchers: a large majority of the
participants (80% - 84%) to the survey indicate that they are
informed of fundamental or clinical research on the disease their
organisation represents; 80% of the participants are involved in
organisations which have regular contacts with research teams.

22
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e Support and cooperation : 28% of the participants to the survey
indicate that their organisation provides financial support to
research, and 38% that their organisation is the initiator or the
partner of a research program

e The information activity concerning the advances in research on
the disease or health problem received a high majority of positive
answers (82%)

- A difference between the populations

e Important differences appeared between participants in the
European workshop and the Capacity building sessions: the
former gave a higher rate of positive answers (40% - 51%) to the
questions concerning the involvement of their organisation in
fundamental or clinical research, although the trainees (73% -
66%) mentioned that their organisations don'’t develop this kind of
activity.

Motivations

e The motivations of participants in the European workshop and in
the capacity building session are not similar except on the
common point which is “being able to inform the patients and
their families”.

e “Gathering information to be transmitted to the people working in
their organisation” is the most frequent answer in the workshop.
Unsurprisingly, “facilitate cooperation with other partners...”
and “understand how to make an application to the
European Commission” were an important motivation for the
participants to the workshop.

e “To clarify personal knowledge” is the most frequent answer in
the trainees group. The capacity building session is looked at as
a means to gain personal competence as patient representative
than a resource to be used.

e Experience sharing with other organisations is something that
is valued by all the participants.

These results illustrate the fact that the real motivation for patient
representatives to attend the seminars is to build self confidence and
individual empowerment rather than to build capacities of patient
organizations at large.

23
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EVALUATION OF THE CAPACITY BUILDING SESSIONS

The global assessment of the one day capacity building sessions is positive
(63%) although not an overwhelmingly positive score which reflects the fact
that the event was a pilot session and shows the room for improvement.

27% of the participants to the capacity building sessions are active in patient
organisations involved - or intending to be involved in the near future - in
clinical trials. The capacity building session seems therefore to be a long-
term investment for a large part of the people who answered the survey,
which starts by the building of personal capacities before possibly taking to
active participation in clinical trial protocols.

Ethical questions were better known (42%) than the methodology of clinical
trials (32%). Ethical concerns are considered as the most helpful for the
associative action (76%). Themes which provide “what and how”
understanding come just next after. Technical knowledge (EBM, statistical
methods and concepts and vocabulary) have received less positive
appraisals.

At the end of the capacity building session, the action that the trainees
estimate they are more frequently in a position to achieve is to be able to
advise people and to put forward an opinion on the ethical considerations
relative to a clinical trial (59%)

Regarding methodological aspects of clinical trials, the trainees feel much
less confident. Almost half (48%) remain circumspect and answer “only in
some areas”. To “estimate the quality of the methodology of a clinical trial
protocol” seems the most difficult to achieve. More than one quarter (27%)
does not feel “at all” in a position to do it.

EVALUATION OF THE EUROPEAN WORKSHOP

e the participation has been quite well balanced between the two parallel
workshops (41% - 42,6%). The technical sessions on biobanks and
patient databases raised relatively little interest.

o the majority (63%) of the participants felt that they would able to become
a member or an expert of the European committee. The same proportion
(68% - 65%) indicate that they have a good knowledge concerning
information on rare diseases and collaboration in research

e the results show that the variable, which distinguish the participants by
the degree of involvement of their organisation in research, is effective :

24
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47% - 43% of the participants who answered positively to the questions
below, are members of organisations involved in research. On the
contrary, only 10% to 15% of the participants, who answered negatively,
are members of organisations which are involved in research.

e the level of understanding of the topics developed during the workshop
was very good (91% to 60%). The great majority (61% to 83%) found the
diverse themes very or quite beneficial.

e the three topics that were better grasped are the role of patient
organisations as partners (91%) or as an initiator (91%) in a project,
and the benefits of applying a European approach to research projects
(86%)

e concerning the benefits drawn from the workshop, Contacts which they
will keep up in the future is the most beneficial for 83%. Elements of
reflection on the research strategyof their organisation comes next. And
then, with very similar rates of positive answers, the workshop helped the
participants to find thr competences to develop confidence to take part in
research.

RESOURCES AND WAYS FOR THE CAPACITY BUILDING

This last part of the evaluation is prospective. The aim is to examine capacity-
building resources and determine to what extend the participants to the
CAPOIRA project consider these resources could facilitate the development of
the capacity of their organisations to contribute actively to research development.

Concerning the resources

e What appears to be the most helpful is to benefit from the experience of
other patient organisations. 79,5% consider there is much to learn from
this experience. Researchers’ experience of the collaboration with other
patient organisations is also a valued resource for nearly 75% of the
participants in the survey.

e 71% consider that having a better knowledge of research networks would
bring assistance and 70% knowledge of research vocabulary and
concepts

e Help to articulate a project on a national level is as high (62%) as on a
European level (65%),

e how to search for partners for the launch of a project (67%) and how to
research a request for a proposal (62%) is also important for the participants.
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e Exploring more precisely scientific results and methodologies seem less
necessary for the patient organisations, but it is still a thought worth
considering for more than half of the participants:

The results may suggest that for some organisations capacity-building, is a
long-term perspective where experience and knowledge of others can help
drawing forthcoming research plans and networking.

Concerning the Ways of accessing peer exchange.

e As ‘experience of others’ is the most sought after resource, being a
member of an organised network of patient organisations, with the possibility
of direct contact between patient representatives of different patient groups is
considered beneficial.

e amajority of the participants (84%) consider the membership of an
alliance or a collective of national patient organisations is a helpful way
of accessing information

e Database of resource people likely to be contacted for information or help,
which also enables direct sharing of experience

e Conferences or workshops bringing together organisations, research
organisations, research administration gather also high rates of positive
appraisals (82%),

e Among electronic sources of experience sharing, database of research
projects and existing research networks gather as much frequent positive
responses (83%). Discussion lists (experience exchange, asking for
advice...) comes next with 77% of positive appraisals.

These results suggest that in Europe patient representatives still seem to favor
face to face networking activities over electronic ones.

Concerning capacity building

Capacity building courses also raises interest of 75.5% of the participants.

o Development of files by patient organisations 85% have a positive appraisal
e Protocol of clinical trial, 83%

o Key medical and/or scientific concepts for participation in debates concerning
your iliness (Genetic transmission, immunology, genetic tests) 80%

e Collection of biological resources, 75.5%
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Development of medicine and regulatory , 73.5%
Epidemiology/Public health. , 75.5%

Research and evaluation of biomedical information on the web / How to
organise a scientific watchdog, 71%

Provide quality information by telephone, 68.5%
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6. Way Forward

As the CAPOIRA project drew to a close the organisers began the process
of reflection and assessment to bring to the surface the findings of the
project. The evaluation was particularly helpful during this process and fed a
more general document which details how we believe, based on the Capoira
experience, capacity building events should take place in the future.

See annex 13 for a separate version of this text

European Recommendations on Capacity Building Activities for
Patient Organisations

The Capacity Building for Patient Associations in Research Activities
projects included 6 events over the course of 18 months: five training
sessions in three different countries (Denmark, Spain and ltaly) and one
European Workshop in Paris. These events either looked at the relationship
between health care professionals and patient representatives at European
level and sought to improve the capacity of the latter to understand the basic
concepts or looked at how to build the capacities of patients to be true
players in clinical trials. It is the wish of all involved that the work that has
been done during this period be built upon in the future and that lessons are
learnt from the experiences. The following recommendations are based on
the experiences of Eurordis and INSERM, and their partners, in the context
of the Capoira project but are also based on a wider Eurordis policy of
capacity building. For example, Eurordis organised the first summer school
event entitled ‘Training Rare Disease Patient Advocates in Clinical Trials
and Drug Development’ in Barcelona from the 15" to the 19" of June this
year and which is scheduled to be followed up with a similar event in the
summer of 2009. These recommendations primarily based on Eurordis and
INSERM'’s experiences are also enriched by the consultation performed with
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other patient organisations, as such they can apply to patient organisations
at large.

The Capoira project started from the premise that it is essential that
non scientific experts at patient organisations are trained to understand the
medical environment in which they operate. Whether it be the patients, the
patient's families or the staff themselves; there is a desperate need to be
briefed on the basic concepts before patients can enter into a meaningful
dialogue with the scientific community. This topic and the issue of obtaining
funding for research projects at European level were addressed by the
Capoira trainings however there exists a whole range of areas where the
non scientific community is crying out to increase their understanding and as
a consequence become more empowered as patients and how they engage
with their rare disease environment. It is for this reason that we have taken
the opportunity as the Capoira project draws to a close, to include the
following six capacity building ‘key concepts’ in our European
recommendations.

There are six key concepts in patient organisations that we
would like to recommend that have come out of the experiences of
Eurordis and the various training evaluations that have taken place up to
now, that are crucial to the success of future capacity building events.

The attached evaluation report shows how for example the
participants at the training events have requested more peer to peer
capacity building sessions and opportunities to share experiences(see
page 17 of the Evaluation report where ‘Experience sharing with other
organisations’ is one of the main motivations to participate). The desire to
learn from the experiences of fellow patients is consistent with the common
demand of rare disease patients to interact with ‘other patients like them’.
The opportunity to exchange and learn from fellow patients is crucial in a
domain that has such an obvious information deficit. The key to this
approach is that the participants are encouraged to interact; this is why the
selection of the trainer/moderator with the appropriate background is
essential.

Another concept which should be taken into account in the
preparation of a capacity building event is the importance of meeting face to
face and sharing experiences. This is essential as a compliment to online
learning.

The value of case studies cannot be overemphasised either as it is
by looking at specific examples that participants are able to get the most out
of the training; however it is also essential that case studies are
accompanied with appropriate preparation. This ‘hands on’ approach allows
participants to simulate real life scenarios of what they could be faced with
as a patient with a rare disease. This can be seen with the popularity of the
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specific examples in the second day of the workshop (see page 27 of the
evaluation report).

Blended education is a key concept that is gaining popularity and
corresponds to the needs of patients in capacity building. Intensive courses
accompanied by for example pre or post event e-learning exercises over a
longer period. Several weeks or months is a formula that ensures the
student gets the most out of a three day intensive event. E learning
facilitates sharing of documents, case study repository, trainers and trainee
profiles. These web educational tools can be associated with web social
networking tools to enhance peer to peer exchange of information,
experience and material support.

Another recurring key concept of capacity building events, which
turns up frequently in the report is the notion of social networking; this
concept is particularly important within the rare disease community as
events like this can be key to meeting fellow patients and eventually leading
to the creation of new networks or even associations. This can be seen in
the report where ‘Contacts which they will keep up in the future is the most
beneficial for 83% of the participants (see page 28).

Finally the notion of evaluation should be central to any trial
approach to capacity building. Organisers should constantly be asking
themselves, what is the most effective formula for the participant to get the
maximum out of the event? They should be prepared to make changes in
accord with the wishes of the patients in the evaluation. This is in line with
the approach of Capoira, where a whole work package managed by
INSERM was specifically dedicated to evaluation and where the attached
evaluation report is one of the most important outcomes of the project.

In terms of format, experience has shown that a variety of capacity
building models can work depending on the audience and objectives
pursued. Eurordis and its partners would like to recommend three specific
models based on its experience and future objectives it is pursuing.

The first model which we would like to mention is an adapted
version of the one day local language capacity building sessions
organised during the Capoira project. The model implemented during
Capoira was very useful in that it allowed us to evaluate how the setup
worked in practice. The evaluation shows that certain tweaks are needed
before the format can be extended to other European countries. The
materials, which included the template powerpoint presentations (scientific
and ethical parts) is a combination of all the feedback that we have received
from the various partners on the presentations that have been translated
and implemented during Capoira. These will be put online and made
available to those associations who show an interest in organising a training
event in their country. They will then translate the documents into their own
language and adapt them to regional and cultural circumstances. Three to
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four ‘one day events’ is the advised formula, splitting the day into scientific
and ethical elements. Local organisers will take charge of all logistics: the
room booking, translating and adapting of the materials, identifying and
training local trainers and supplying the European central organisers with the
full programme and a list of trained participants for the European database.
The session programme and flyer will also be produced by the local team.
Although the central organisers may provide a certain amount of the budget,
it will be up to the local team to find the majority of the funding.

The second format is the two or more days, English language capacity
building session which is along the lines of the event that took place in
Paris in May 2007 (please see the attached report). The attached evaluation
report shows how popular this was with the attendees. Specific concrete
details were given on how to prepare European project applications and the
guestionnaires showed to what extent this responded to the patient’s needs.
This kind of capacity building event can be done for large audiences in one
go, over two days in English. Since the European Workshop, Eurordis has
organised an event entitled ‘Summer school’ in Barcelona in June 2008 with
40 patient representatives selected based on a ‘call for expression of
interest’, this was also a European wide event in English over four days.
However the topic here requires some follow up training and it is for this
reason that a ‘blended learning approach’ will be implemented at the
following event.

The third model that Eurordis sees as a priority in terms of future
approaches to capacity building is online capacity building tools. This is of
course one of the most costs effective methods that exist today for reaching
a maximum number of patients. Eurordis believes that it is essential to make
use of emerging technologies (webinars, online tutorials, web repositories,
social networking with discussion lists and blogs) in the domain of capacity
building where possible. Although these tools are necessary to ensure the
most costs effective capacity building session they are not sufficient and is
essential that they are followed up with face to meetings and sharing of
experiences.

The way forward should include a consortium of health research
Institutions, patient organisations and academia who would work
together to evaluate the patient representative needs, elaborate pilot
capacity building sessions to experiment and refine key concepts and
different formats, develop tools(pedagogic tools electronic tools) and
then broadly disseminate the results.

Eurordis and its partners in the Capoira project, particularly INSERM, remain
at the disposal of anyone who seeks guidance or information on capacity
building events for the rare disease community. It is our belief that capacity
building and the evaluation thereof is an essential part of empowering rare
disease patient representatives so that they can engage effectively with the
scientific community.
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Conclusions

Apart from the technical aspects of reaching milestones and delivering
deliverables, what has CAPOIRA brought to the rare disease world? Considering
the relatively limited budget it has had an impressive impact. Six events have
taken place with a total of 347 participants. An innovative model at national level
has been turned into an innovative model at European level. However it is
obvious that the present approach will have to be adjusted before it can be
spread to other European countries. Although the employed model was sufficient
for the needs of a pilot session, the ‘way forward’ document, annex 13 highlights
how we believe the events can be organised in a more efficient manner in the
future.

The evaluation of the clinical trial protocol sessions clearly shows that the
patients have at the very least been familiarised with the evidence-based
medicine frame and the concepts and vocabulary of clinical research, this has
empowered them as patient representatives. By keeping their details in a
database we can foster their potential active, confident and informed participation
in clinical trials, and more particularly for rare diseases clinical trials, orphan
drugs and paediatric drugs.

33

CAPOIRA Activity Report, September 2008



Annexes

Annex 1 Capoira aticle

Annex 2 EW article

Annex 3 leaflet Italian session
Annex 4 leaflet spanish session
Annex 5 Programme Denmark
Annex 6 Spanish session report
Annex 7 Italian session report IT
Annex 8 Danish session report
Annex 9 Programme EWS

Annex 10 Recommendations WS1
Annex 11 Recommendations WS2

Annex 12 WP6 Evaluation report

Annex 13 European Recommendations on Capacity Building Activities for Patient

Organisations

CAPOIRA Activity Report, September 2008

34



