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Listening to the stakeholders of
Innovative medicinal products.
>The Patient perspective
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IPOPI:
» Has 59
National Member Organisation:
» Represents more than 50,000
patients worldwide

THE GLOBAL ORGANISATION WORKING TO IMPROVE
THE QUALITY OF LIFE FOR PEOPLE WITH PRIMARY IMMUNODEFICIENCIES

www.ipopi.org
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IPOPI strategic objectives

Diagnosis &
Care

NMO Support Awareness

Stakeholder

collaboration
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PID and ATMPs

* PIDs are a large group of more than 300 genetic disorders
caused when some components of the immune system
(mainly cells and proteins) do not work properly.

Patients with PID are prone to infections and a high risk of

Cancer.

e PIDs are a very active and promissing field
for ATMPs, with gene therapy:

Clinical trials are advanced : severe combined
immunodeficienciency (SCID-X1), Wiskott-Aldrich
Syndrome (WAS), adenosine deaminase (ADA-deficient
SCID),

Chronic granulomatous disease (CGD) has started.




Quick survey on ATMPs
among

15EU
Austria
Belgium
Cyprus
Finland
France
Greece
Hungary
Ireland
Italy
Romania
Slovenia
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Sweden
The
Netherlands
UK
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IPOPI National Member Organisations

e With regard to your experience in your country, from a
patient perspective:
e how could/should access to ATMPs trials be improved?
e how could/should access to ATMPs be improved?

 When patient organisations should be involved in the
development process of ATMPs ?

7 Non EU
Argentina
Australia
Hong Kong
India
Russia
Serbia
USA



First finding

* No or few knowledge/experience of some Patient Org.
on ATMPs

* No full information

We know about Gene therapy, but other trials must exist we don’t know about

e Physicians may be informed on ATMPs, but not all have
experienced this

Access to clinical trials is always suggested by the treating doctor and, therefore, it
depends on luck.

* No expert, no access: lack of experts, of centres of
expertise

We don’t have ATMPs in our country. For having clinical trials, first of all we need medical
expertise centers.

The field is not so regulated

With week health system my country is an open field for unfair clinical trials

(@)
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Our vision for the patient

I
Not But
a Trial subject,  a Partner,
nor a true
an End Stakeholder
customer




Conditions for success

Experts, center of expertise

Clinical trials for ATMP should enter our country as any other developing country directly through {
recognized PID specialists. |

e Physician cooperation

e throughout the country

Healthcare professionals, e.g. in regional immunology centres, must also work with the highly
specialised centres to make sure eligible patients are aware of these clinical trials.

* International cooperation

e Confidence
In order to accept to be part of a trial, we patients need to C/‘eel that our doctor is experienced but
also is supported by experts from academic centres abroad.
The circumstances in every clinical trial should be strongly and clearly advertised so they could
provide a feeling of safety and protection to the patients.

o

Cross border regulation
e Patient rights to access to clear and full information

* Involvement of relevant patient organisations
@ to ensure patient-centered approach
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How to iImprove access to ATMPs
trials

A greater interaction between all the involved stakeholders in the clinical trials,
including patients through patient organisations, from an early stage in the process.

Consultation

To relevant patient Patient organisations Include Patient Org. in the
organisations so should be consulted on: steering committee of the
information can be e quality-of-life aspects of national Reference Center
passed on to patients if treatment, highlighting all where decisions on ATMPs
appropriate aspects of the use, trials inclusion and
e What, what for efficiency, side-effects,... of management are made, in
e When ATMP ethical committee.
* Eligibility e the distribution methods
* Benefits versus risks and reimbursement issues.

> In lay language > Patient Org., patients > Patient Org., patients

> On/off line (see ex.), and caregivers are data and caregivers are

neaTonal fact sheets, .. resources stakeholder
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Improve access to ATMPs trials
2 Lowerburdenoftrial

A greater interaction between all the involved stakeholders in the clinical trials,

including patients through patient organisations, from an early stage in the process.

Travel
far from
home

Reimbur-

sement

>Especially when
Live no legal frame in

country
abroad >When non
expected events
occur
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Cases

A young patient diagnosed with ADA —=SCID with no matched
BMT donor. The physician considers gene therapy, but ADA-
SCID gene therapy is not authorised in the country and
patient need to go abroad. It is not covered by the Social
Security, except for special authorisations by the Ministry of
Health — a process with which the patient group is not
familiar.

EU country

Our experience shows that besides many ethical issues

we have to deal with more practical things. Two patients
were enrolled for gene therapy trials for WAS in Europe. Both
developed acute lymphoblastic leukemia but such
complications were not going to be covered. Non EU country

We do not have clinical trials based in the country. The few
patients taking part in a clinical trial are on the basis of
programmes run in the US. Non EU country



Improve access to ATMPs trials

It might be much easier in

. Europe without boarders to
Protection p

! Cross establish multicountries and
of Patient, bord centres working groups to make
Patient of e't sure that patients from one
rights cooperation country can have access to ATMP
in another.

> A Patient Engagement Framework, including alignment between EMA and FDA

This is a very important question. First, we need to make sure that the regulator understands
patient preferences and desires, including patient thoughts on the level of risk they are willing
to accept in exchange for certain benefits. Specifically, it should develop a model for
incorporating the patient voice and viewpoints within its evaluation ATMPs.

d.m
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Availability
Accessibility

Affordability

Access to ATMPs

When a patient needs it,
wants it, is medically
eligible

Therapy to patient rather
than patient to therapy

Price and reimbursement

Efficience, safety and
convenience

7

ATMPs should be possible when no other treatment
is available

The cost associated with travel and
accommodation are to be covered by the sponsor
but this does not take into account the problems of
up rooting your family

With a price of 600 000 Euro of Strimvelis, not
being approved in my country, it can be available
for patients with a charity support only.

Cost is an important factor. It will affect decisions
made by policy makers

Bring ATMPs to patients through innovative
pathways. For example, (simplistically) cell
collection at treatment centre nearer to patient,
transport cells to centre where cells would be
treated with gene therapy vector and gene
corrected cells returned to treatment centre for
infusion into the patient



The role of Patient organisations (1)

e Patient organisations could be involved in: -
* Highlighting patient unmet needs and so help steer '
research needs

* Support funding grant applications to support the early
development of ATMPs

* Supporting calls for funding for better infrastructure for
manufacture facilities for ATMP products

e Playing a role in linking patients, researchers and
physicians
* Educating people about these technologies, research

processes, clinical trials.
Encouraging community to ask about clinical trials

e Helping reach out to patient community for research

. samples
@ e Reaching out to community and help identifying
e patients who might benefit from the ATMP

Y WAMUNCDERICIENGES



The role of Patient organisations (2)

e Patient organisations could be involved in:

e Calling for streamlined and transparent processes for
approval to ensure timely delivery for patient benefit

* Peer reviewing of Marketing Authorisation for ATMPs

* Involvement in ethical review committees, Committee of
Advanced Therapies, Health Technology Assessments etc

e Providing patient experts and patient testimony

e Advocate to ensure transparency of decision making
regarding approval ATMPs and pricing

e Advocate to ensure transparency of ATMP outcomes and
giving feedback to the community

 ATMPs have to compete on clinical efficacy with current and
future conventional therapies so helping provide evidence as
to patient benefit, societal benefit and economic cost benefit

. is vital
@ * Pharmacovigilance activities and messaging around any
JF adverse events.
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Thank you for your attention!
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