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The EURORDIS patient-
led Community
Advisory Boards (CABs)

Updated Abstract Purpose: When developing a health
technology that requires clinical studies, developers
institute working relations with clinical investigators. Patient
representatives can also create and manage advisory
boards with product developers. This was of high utility in
the 1990s, in the development of products to treat HIV
infection. Inspired by this model, the European Organisation
for Rare Diseases (EURORDIS) proposes the EuroCAB
programme to facilitate a two-way dialogue between
patient representatives and medicine developers. As of
2019, 6 disease-specific CABs exist of approximately 12
members each and others are being formed.

Methods: EURORDIS invites developers to sign a Charter for
collaboration with patients in clinical research, and provides
guidelines together with a mentoring and trainini
programme for patient networks. CABs help set the agenda
with the developer, work on topics as diverse as study
design, feasibility, informed consent and site selection, QoL
and PROMs, and organize the meetings. Discussions also
cover compassionate use, pricinﬁ, relative efficacy, etc.
Meetings last for 2 to 4 days with sessions with different
developers, all under confidentialit¥. There are regular
between-meeting teleconferences tor trainings and action
plan updates, and some CABs have instituted working
grouBs on access, psychological support, etc. The
collaboration is evaluated via a post-meeting survey send to
both CAB members and medicine developers. In addition,
CABs have recently started to monitor outcomes of the
metleting and progress towards their goals with a tracker
tool.

Results: The results of the first surveys from 14 distinct
CAB meetings with 19 companies show that this form
of shared decision-making is valuable as well as ethical
for both parties. We have seen that working relations
always continue, even when discussions become
heated. All involved show interest in the co-creation
possibilities of such collaboration and we look forward
to seeing progress and change via the tracker.

Conclusions: Monitoring and evaluation are crucial to
understand whether and how the CABs are making an
impact on medicine development. Demonstrating
impact is challenging because of the contextualized
nature and complexity inherent to patient engagement
collaborations in research design. EURORDIS is working
within PARADIGM on our monitoring and evaluation
strategy, focusing on improving its comprehensiveness
and including multi-stakeholder perspectives. Our
current experiences with monitoring and evaluation
show that the EuroCAB programme, with collective
thinking and exchange between patients and a
collaborative mentality from both sides, ensures high-
guality and constructive dialogue with researchers and

evelopers and can eventually inform both HTA and
regulatory decision-making.

We have started to work on the metrics of markers of
success.

Why monitoring and evaluation?
* To enhance the collaboration?
* To show that the collaboration made a difference?
* To learn from different perspectives on value?

* To understand the factors success depends on?

Analysis and use of data:

* |Individual data and (success) stories?

* Average scores of all CABs?

* Compare across sponsors/CABs?

» Study the relationships between results?
* Track change over time?

* To report back to partners, internal use or also external?

 Expected outcomes
* Trial quality will improve
* Patient interest in research will grow

* Chances of a positive outcome of the
trial/development due to

e Better design, smarter comparator, patient-
friendly practical aspects

e Patients are retained, ie due to better info flow,
better follow-up of SEs

* Regulators and HTA can make better and faster
decisions (better-defined QolL, PROMs, etc)

* Next steps
* How to measure achievements?
 Are the measured outputs the correct ones?
* How to verify?

“(G)enerating knowledge through engagement with patients”, according to
Sean Wasserman, a young ally of TAC in the ‘90s who became an
epidemiologist-turned-clinician in South Africa. “I loved the experience of
generating knowledge through engagement with patients, and was
immediately drawn into a new world of medical research”, he says.
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How useful was the meeting with Company 1?

What EuroCAB patient participants feel about the collaborative

activities through 2020

How much influence, if any, do you think your involvement had on the
research questions of Company A?

Q8: How useful was the meeting with Company B?
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“(Their) behaviour confirmed they were very keen in continuing the
relationnships with the CAB”
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They are truly interested in what we say”

“| really liked the way in which they prepared
themselves and put us in place to give them meaningful
feedback. | felt the atmosphere was open and curious. |
also mention (that) they were kind of impressed by the
knowledge we carried.”

«In time maybe more»

How much influence, if any, do you think your involvement had on the
research questions of Company B?
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How useful was the meeting with Company C?

“Great hopes with (their) compound, (they) need

CAB advice for clinical development” A great dea
eemey Y, - EAEdREARERaTEEREnE 0 Agreatdeal
useful ‘ ‘
pet _

Very useful “We gave them many comments that may affect
A moderate
amount

mewhat usefl

their plans”

“(They have) a great and promising pipeline, but it
feels a complete new area, with many hurdles.
Hope we didn't discourage them to much, as | could
also see a lot of hurdles from (our) perspective,
and, if they can take them into account, it can really
improve their product.”

«In time more»

How much influence, if any, do you think your involvement had on
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How useful was the meeting with Company D?

“(They are) not focusing on R&D but CAB may have
interest in putting pressure (re:) access to (their)
products”

“It was more "getting to know each other' as they
are a long-time player in the field and quite stable
with their products. We brought them a lot of
feedback they didn't know about real life
experiences with their products, but | don't know
how much urge they feel to improve.”

How much influence, if any, do you feel your involvement had on the
future (research) of Company D?
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sharp-timeline to get asfast-as possible
products on the market, not much input is

needed. ... lets focus on access and | feel we

Extremely made a step in this. Now they have a total
useful § A great deal overview where in Europe and where not

(which is mostly the case) they need to work

Veryuseful on. As XY said; | really feel the ongoing
e Alot negotiations in Poland and elsewhere is due
Somewhat useful A moderate
amour

to the CAB. The presentation from YZ was
overdone, we got this information 1.5 years
ago already and ... the huge amounts of

patients eligible ... and the highest price of a

What were the three most valuable things you learned at the event
(over the four days)?

Should we have changed and/or adapted somethina?
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1. Development plans of Company B and the impact we can have 2.
The possibility to prepare a reply to Company D re: access 3. A cross
experience with 4 sponsors that can help (us be) more efficient in the

Sessions were very time consuming but | do not see how this can be

improved; Being more focuse d and shortening sessions?
future ;
1. Hope for all patients! 2. CAB makes a difference 3. Together we I am not so happy with the (space itself). .... | also liked
know more when there was a microphone for everyone as we had
First the new researches and trials ... for all patients. Secondly, the new The work with Company A should be the example for all in the other hotel ... This is much easier for the people
: e -3 ) th joining online ( and If it rains A%).
(options). Lastly it's very important to have a negotiation to obtain a 1. (New) therapies & plans for the future 2. Company D
lower price for (products) in Europe. approval processes 3. (Company C treatment) shortage
New options known across Europe Now | feel more and more the value of the Tracker and 'named’
persons who take extra interest for a company, this deepen the
Fundamentally for me, | was pleasantly surprised at the preparation.

1. Sometimes it is also difficult for companies to achieve certain goals

d I d lati they h foll 2.5 quality of the engagement. It didn't feel like there was an
iy gs - rcgg ations they have.to fo (.)W' - S0me companies us and them mentality and | felt fmual to pharma.
are really interested in the opinion of the patient. 3. That all the T

medication that a ... patient has to take daily remains a serious burden.

Microphones for everyone and purpose-built conference facilities

would work well but even without them | felt included and able to

1 [ (2) No‘s and (1) | don't know
[ 1. first results of (new) therapy, 2. discussing [ conti bute.

L burden of treatment with Companies Band
1. The advancement of Company A 2. Company B - where they stand 3. I’ C 3. slow progress of reimbursement for
how they regards us. | Company D (but still too slow)

............................... Click to add text “(They were) also clear about this; they have
|

How much did you feel trust, honesty and transparency, shared learning
and a give-and-take relationship with Company A?
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At _
amount

How much did you feel trust, honesty, transparency, shared learning and
a give-and-take relationship with Company B?

i Click to add text

How much did you feel trust, honesty and transparency, shared learning
and a give-and-take relationship with Company C?

Answered: 9 Skipped: 1

A great deal
et _
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amount

How much did you feel trust, honesty and transparency, shared learning
and a give-and-take relationship with Company D

“(Their) delegates seemed to be
delivering the message from their
management but do not seem to be keen

(to) change their strategy based on the
Alot CAB opinion.”

“| say a moderate amount. Not because of:
the atmosphere ..., they are friendly and
‘open' as far as possible, but because they
cannot share much ‘real’ information from
the company.”

Has your involvement in the CAB changed your life / work in any way?

Yes, I've learned a many experiences from the participants and good to
see the improving effectiveness of the group
It gives a better insight from (a) patient as well as company perspective

Yes. knowing what is happening in the pipelines and trying to affect
Yes, it is valuable to put this kind of effort in an area the people that make the decisions.

(where) you usually feel '‘powerless’

It has changed everything. My relationship with my care team Yes, feeling more involved
improved dramatically, | am much more involved in the fight against
(the disease).

(1) Not in relevant way
(1) Not yet

From the surveys we see a general satisfaction with the engagement. There is a broad desire to work together closer and more often on specific areas,
areas that can be followed through a tool like the Tracker (see below). This requires a higher level of commitment from the CAB side to do this work. CABs
in and of themselves are a serious committment from the patients’ side to be more involved in the design, carrying out, analysis and reporting of clinical

research.

What EuroCAB sponsor participants feel about the collaborative

activities through 2020

How useful was the CAB meeting with the patients/patient
representatives? Will the meeting help you inform research goals?
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Very likely

e _
Neither likely
nor unlikel!

Will you be able to make clinical study programs more aligned with Will these CAB meetings help you demonstrate the value of the
patient needs? product(s) to the regulators?
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robab

Has this meeting helped you identify previously unknown or unmet

tlent ds/oref s Will these CAB meetings help you demonstrate the value of your
patient needs/preferences?

product(s) to HTA Agencies?
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Will there be follow-up, a continued relationship with the CAB?
What were the three most valuable things vou learned at the event? _ : e i : Ip‘WI
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1. The importance and relevance of such interactions. 2. How best to
include the patient and care-giver voice. 3. Renewed enthusiasm for

1. Emphasis on impact of treatment burden, shorter more
patient-centric research and development

frequent treatments are likely to be more acceptable ..., and

We will continue to seek guidance from the

flexibility is desired. 2. Better understanding of the adolescent and ver ety CAB throughout our development program
pediatric population behaviors and needs when it comes to dosing

with an inhaled therapy and adherence. 3. Better understanding 1. How ... impacts all aspects of patients’ lives and the perception of Likely -

of the unique aspects of conducting ... studies in Europe and how  the patients and their relatives to the disease. 2. What is necessary to

regional and country level patient advocacy organizations operate  improve the patients conditions It is important for (us) to continue the

and interact. : Netther el relationship with the CAB as a w. direct

ay. to get dire
feedback from patient expert about their needs
can be

and expectations and how these
integrated into the way we do research,

| was impressed by the great professionalism of participants;
whether clinical or observational.

difficulties to stay compliant for patients; importance to understand
the rationale of all treatments

1. The importance of developing pre-clinical information in
easy-to-understand formats, as well as later-stage lay

to do due to the lack of knowledge of non-specialist 1. Both the CAB and we want to find a workable way to collaborate on
clinicians 3. The importance of clarifying, simplifying and research. 2. Partner on access, early on. 3. The ... patient community
making the language more empathetic with regard to “side has many questions regarding how the upcoming (treatment) fits
effects”/"adverse events”/"well-tolerated” together with the (treatments) that are already approved.

Was anything important not brought up?
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we have taken the feedback from the CAB very seriously indeed and
have put in a series of interventions inside the company to try and
(change) behaviours. Since the CAB met (we) have appointed a new
maybe what patients expect from a company like (us) Chief Patient Officer. We will be raising the CAB's concerns with CPO
next week and asking for help. We would be very interested in learning
best practices in two areas: 1) how can we better keep the dialogue
(2) No between the meetings - and improve the quality of our engagement
there 2) Can we learn from best practice across other CABs on how to
engage with the CAB on the topic of access, price and value?

Previous questions in this feedback relate to
the impact our discussions will have on
regulatory and HTA submissions. These
discussions should be more targeted if/as the
compound progresses, with specific
discussions that can be referenced in those
submissions

Have you identified distinct patient-relevant outcomes?
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Did you review specific (parts of) studies or research?
i Click to add text i
Ll Feedback-from (the) meeting was either incor porated into the curre: nt
phase Y study or will be in the phase Z. Feedback from this meeting
has again helped to inform thinking around the phase Z

Part of the CAB's input on informed consent forms was integrated in
our ICF review process

research: whilst the opportunity to input
e in regulatory trail is limited due to the

fixed design, we have tried to set up

nnovative observational studies to

address ... the research priority with the

community. If Company D and the CAB

want to collaborate on research there is a
No studies planned yet, anyhow  peed to establish a framework for

X X . collaboration
Yes, interim results from ongoing study and study design for phase X

study

Do you see the Tracker as a useful tool in our future collaborations?
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Very likely
Hew _
Neither likely
nor unli

Has your involvement in the CAB changed your company in any way?

Click to add text ‘ Re changes the CAB has made in
: we were already convinced . Company.D-the challenge is that {we}

by the importance of such . move so fast, that the impacts happen
Because the people attending the

collaboration so fast and are integrated into the way
we work subtly and rapidly, which
means that we don't spell out (and

‘ probably sometimes can't!) the impact
colleagues to experience similar that the CAB has. | can imagine that thig
events looks vague from the outside, whereas

the reality is that we really are listening

| also think there may be different
Changes and progress might be X
No . opportunities to work differently
perceived as slow in the eye of the R
together now. We'll see

CAB, but from (our) perspective we

CAB have had a positive experience
so are changing their behaviours, and
‘ they are also advocating with

see that the company is learning a lot
« 7onhowrollaboratewith patient
experts (e.g. by improving our ICFs,
by kicking off updates on access
.............. status). We hope that we will be able
however we are factoring in the feedback into our to consolidate and expand these
development planning changes within Company D.

| can not comment for the
company, but | am sure
this affected more than

me as an individual
An example is the determination to find a pathway to seek regulatory

approvalandyaccess for (special cases)

What actions or changes are you planning to work on during the coming
3 — 6 months based on the input of the CAB members?

Click to add text

Refine the protocol design for our Phase X study, further investigate
options for administration of drug to pediatric patients, investigate
other nebulizers and whether they would be suitable for use with our

product (A) integrate the CAB's input and ask for further input in the

development of new patient support materials; (B) foster the
reflection within the company on ways to collaborate on research
(including on therapeutic areas beyond CF); (C) foster reflection within
the company on early engagement, including on how we approach
value

Identify opportunities for co-production in healthcare

A memorandum of understanding to clarify the goals and objectives of
this collaboration, especially as we potentially broaden the work to
look at other compounds
Further discuss potential collaboration for research, improve ways in
which the company share information with patients groups

Action plan in place to address concerns inside Company D. Focus on
early engagement where possible to support (treatment).

The satisfaction and desire to continue working is clearly seen here. From the sponsors’ side, the compliance and legal issues of being able to follow up
closely is a reality, but in areas that can be followed over time through a tool like the Tracker (see below). This requires a higher level of commitment
and buy-in not only from those in the room, but from decision makers who are often not in the room, along with the compliance and legal teams.

The Tracker - a tool to follow the agreed upon changes over time

Our success tracker S |

If overarching goals ssions with
CAB members, update
accordingly! s relevant
for com) als (e.g.
iing )
i
Priority Area Collaboration | Action todo | Milestones/
i m The below goals apply to all of our CAB meetings. They should be reviewed as a first point of call
i before all upcoming CABs, prior to sétting specific goals for that meeting.

Access As far as possible, make sure that our specific goals for individual CAB meetings are in-line with
these overarching goals.
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Because Clinical Research tends to be a long exercise, we need long-term documentation to record milestones and timings. The CFE CAB has developed

this tool.

Some early learnings from EuroCABs thus far:

EuroCAB has seen various learnings and changes through the meetings as well as the follow-ups. Above, in the
graphs, we outline some of them: ie, the three most valuable learnings CAB members and sponsors take away
from the meetings, sponsors’ perceptions on if the meeting helped to inform research goals, their perceptions
on ability to identify previously unknown patient-relevant outcomes and actions or changes sponsors are
planning to work on in the near future. The impacts are more long-term but a vital part of this endeavor, where
we hope to measure, amongst others, sponsors’ perceptions on if the CAB meeting will enable them to make
clinical study programs more aligned with patient needs, sponsors’ perceptions on if the meeting helped to
demonstrate the value of the product to the regulators/HTA agencies, the willingness to continue collaboration

by both sides, and the change in personal life or company.

In order to do this, we need the buy-in not only of those present in the room but a long-term commitment to
see this through from a corporate side. While a sponsor’s goal is to get a product approved, the CAB’s goal is to
get the best product and information in as quick a time as responsible, and EURORDIS’ goal is that this type of
collaboration not only works but is measurable, presentable, and repeatable. In the coming months, with the
help of PARADIGM, we hope to finalise the metrics and evaluation, and continue.

In the past three years, we have co-hosted 14 Community Advisory Boards with 19 sponsors on
35 products in 4 disease areas. Besides Tuberous Sclerosis Complex and Systemic Sclerosis, CABs
for Cystic Fibrosis, Duchenne Muscular Dystrophy, Lymphomas and Cystinosis have all started.

We expect to start (3) new CABs in 2020.

R Camp, Patient Engagement Senior Manager, EURORDIS; F Houyez, Information & Access to Therapies Director

& Health Policy Advisor, EURORDIS. #EUROCAB #ECRD2020

Special thanks for thoughtful input to our PARADIGM partners at VU-Athena, Amsterdam, NL
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