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ACCESS TO MEDICINES

The Role of Patient Advocacy

Dr. Nicole Gusset
President & CEO, SMA Europe
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Who is SMA Europe? E li

« Umbrella organisation of SMA patient and research
organisations from across Europe.

* Founded in 2007

* Delegates of our member organisations form the
general assembly. They are volunteers and often
living with SMA. They together with our Board,
Staff and other Volunteers manage our projects in
the areas:

 Research,
« Therapy & Care,
« Healthcare Systems, Policy &Actes\s,

« Capacity Building, Communications &

Outreach
*many volunteers, 44 Delegates, 5 Board Members, 8 Staff



q




What can we, as patient advocates, do
to improve the situation,
to work towards equitable access for all
to ensure that no one is left behind?



Background: Health Systems
complex, slow, resources-intense and not ready for innovative treatments for SMA?
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Kiekens et al. 2022. Qualitative systems mapping for complex public health problems: A practical guide.
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Role of Patient Advocates to support Health System Readiness to improve Access
A) Before a medicine “reaches the market”

Patientinvolvement in medicines R&D: a practical roadmap o
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Involvement in R&D as an example: it is one layer of the complex construct only!



Role of Patient Advocates: involvement in R&D as an example
Research Priorities

« Highlight patient-relevant needs and gaps

 SMA ResearchAgenda: SMA Europe priority
setting partnership (PSP) initiative

* SMArtHorizon: Community-driven Research
Scanning




Role of Patient Advocates: involvement in R&D as an example
Research Design and Planning // Conduct and Operations

 Recruitment and Retention

« Design, assessment and amendment of

study protocols
(e.g., endpoints, in-/exclusion criteria, ethics, logistics)

 Clinical Trial Readiness Initiatives
(in collaboration with the Cure SMA IC)

* SMA Europe Community Surveys
 SMA Europe Treatment Committee (patient experts)
 SMAEurope EMA Committee




Role of Patient Advocates to support Health System Readiness to improve Access
B) After a medicine has “reached the/some market(s)”

Goal
Access for all those who can benefit from a medicine.

Objective
Patient advocates successfully advocate for change to improve access.

Challenges

- systems leave patients unprotected and alone

- in-transparency and inconsistency across health systems
- rigidsystems using outdated, “static” information

- evidence is lacking and education is missing



Role of Patient Advocates to support Health System Readiness to improve Access
B) After a medicine has “reached the/some market(s)” - Evidence

Stabilizing treatment for SMA exists. '//
Pan-European access does not.

QOdySMA, inspired by Homer's epic Odyssey adventure, is 3 bold initiative to reveal the 0‘ !

OdySMA - A Quest to Access
An SMA Europe Access Advocacy Tool

‘quest to access’ of people Iving with Spinal Muscular Atrophy; by mapping, visualising and
centralising knowledge and data around access issues.

Compare access country-by-country o
° m a p a n d V.i S u a l.i S e ;o‘f:::z:z x::g::ea ;a:::'r::’;: any other country. How do your access rights compare % Q‘

3 . 3 3 Have you been 'left behind?" G
the situation on access to medicines <,

and care in different European countries

 identify access differences accross countries and
patient subgroups; and link them to the different
health systems and economics of countries

(o)
A benchmark atlas 0@

SMA Europe have rigorously collected and analysed data from muttiple benchmark sources

10 create a unique visualisation of access to medicines & treatment. 0/

View our data in a series of interactive maps

How does your country perform?

Check our 'Nations League' scareboard. Each country is awarded a point for a good score
and a /2 point for a mid score.

Which countries in Europe are leaving no-one behind?*

SMA Health Care Ecosystem ~
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Role of Patient Advocates to support Health System Readiness to improve Access
B) After a medicine has “reached the/some market(s)” - Education

« understand the evidence
« gain the needed skills and
 build successful advocacy strategies to improve access to SMA medicines and care

Patients’ perspective of access

SMA

E U R Access is based on 5 As:

* Appropriateness Relevance to patient needs
Patient

perspective - Availability Existence of health care resources

at local, national and EU level.
+ Adequacy Quality of care

Ease of access to information on care and

+  Accessibilit
¥ to health technologies and care providers

;f;‘cif‘zare «  Affordability Access to care without financial hardship

Source: European Patient Forum Defining and Measuring Access to Healthcare: the Patients’ Perspective R .
atient.eu/globalassets/ policy/access/epf_position_defining_and_measuring_access_010316.pdf Olga Germanenko portia thorman Mencia de Lemus

Olga Germanenko portia thorman Viencia de Lemus Many train] ngs - here One On Access
drivenby OdySMA




Impact of Education and SMAcademy

« Complexity of health systems, multifaceted and pace of innovation
* no one cando it alone!
« (Capacity building is the key to unlock change in health systems
» evidence-basedand “patient”-relevant:
« powerful “patient” advocacy strategies
* raise voice, build awareness and advocate for change

« SMA Europe SMAcademy - educationalinitiative for SMA patient advocates (kick-off 2024)

« trusted evidence and information all in one place

« SMA-specific/relevant, systematic education about on the disease, medicines and
care, and the health systems

« share knowledge and best-practices to develop common and/or own tailored
advocacy strategies



Together, through greater understanding,
we will create a better world

for all those living
with spinal muscular atrophy.

SMA
EUR
OPE

All together. One goal.
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