Patient-advocacy funded research in SCN2A-related disorders:

SCN2A-RELATED AUTISM & EPILEPSY
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|NTRODUCT‘ON Patient advocacy groups have a growing importance in the

strategic decisions that help accelerate research in the rare
epilepsies, particularly with the FDA’s increased emphasis on patient- focused drug
development, clinical outcomes assessments (COAs) and patient-centered outcomes.
The FDA has issued guidance that promotes the inclusion of patients, caregivers, and
patient advocacy organizations. Thus, the importance of thoughtful capital deployment
by advocacy organizations in the epilepsies is paramount.

BACKGROUND Since 2018, The FamilieSCN2A Foundation has awarded
~$4.5 million dollars in grants supporting 22 projects with

the purpose of advancing and accelerating SCN2A-related disorder (SRD) research.

This funding has established a foundation of knowledge and resources that have
become self-perpetuating and are rapidly propelling The FamilieSCN2A Foundation
towards its vision of a world with effective treatments and cures for all SRDs.

METHODS A grant tracking system, curated by The FamilieSCN2A
Foundation’s scientific director, measured the return

on investment of each grant awarded by the organization since 2018. Deliverables

over time have been grouped into four categories: 1) number of corresponding

publications, 2) number of models developed, 3) number of conference
presentations / symposia / posters, and 4) amount of subsequent funding.
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Patient advocacy groups are

Instrumental in advancing

research in the epilepsies and
thoughtful capital deployment by advocacy organizations is essential to

their return on investment. Given the increased interest by the FDA and
other stakeholders to include patient advocacy organizations in the
drug development process, it is imperative that patient advocacy
organizations consider the impact of their dollars and how these
investments may generate further research in their respective diseases.




