Appendix B: Complete theory of change for community advisory boards in the European Organisation for Rare Diseases’ EuroCAB program

Assumption: IR are from
various departments and
have decision-making
capacities in company (13).
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Assumption:
Engagement takes place early in
the research process, when
plans still need to made or can
still be adapted. CM and IR are
all able to influence the meeting
agenda. CM and IR are satisfied
with the agenda.

Assumption: EURORDIS is
a trusted partner in the
rare disease patient

community. Assumption: Priorities of

both IR and CM are
discussed. CM and IR are
satisfied with the setting,
moderation and
organization of the
meeting. All CM were
able to contribute to the
discussionand felt
heard. IR and CM felt an
open and transparent
atmosphere (Ad). CM
and IR continue building
trust (Al).

Assumption: CM and IR have
sufficient time to prepare for the
meeting. Preparatory
documents of good quality and
are send timely (14). CM and IR
feel prepared for the meeting
(11).

Assumption: CM are
diverse and well able to
represent patient
community and its needs
(13). CM have large and
diverse network within
patient community.

Context factors:

. Experience with patient engagement differs per CM and IR.

e At the start, meetings focus also on getting to know each other and building trust
whereas in mature relationships a lot of knowledge exchange has already taken place.

. The phase of R&D and decision-making differs per product.

. IR often change positions during the CAB process.

e EU legislation prohibits any form of communication related to product promotion.

. HTA and regulators decisions could be affected by local policies.

. In diseases that are less studied, research practices and networks are less established,
raising the opportunity for the CAB to influence decision-making.

. There is a large unmet need in rare diseases, putting pressure on health product R&D.

. Due to the collaboration with industry, CM may lose credibility with their community.

© The size of the company/patient organisation influences its capacity and resources.

Assumption: CM adhere to confidentiality

»
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agreement. CM have trusted and
influential position in patient community.

'
Assumption: CM, IR,
colleagues and patient
community are open
minded. CM and IR
continue building trust
(IM1).

Assumption: IR and colleagues
value different kinds of non-
scientific knowledge and
appreciate CM expertise.

Assumption: Minutes are sent in a
timely manner.

IR and colleagues value different
kinds of non-scientific knowledge
and appreciate CM expertise.
Collaboration results in changes in
attitude and beliefs about the

value of the CAB.
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Assumption: Company and trial sites have
sufficient capacity and resources to
implement recommendations. Company
management and culture support patient
engagement.

Assumption: HTA and regulators
appreciate CM expertise.
Declaration of interests need to be
clarified.

Assumption: CM recommendations and insights help to
demonstrate the value of product to regulators and HTA
bodies (IM4). Patients are more likely to participate in trials
when available.



