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The FamilieSCN2A Foundation is a
nonprofit organization created by parents
of children diagnosed with rare forms

of epilepsy and autism as a result of a
change in the SCN2A gene.
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Our vision is a world with effective treatments
and cures for all SCN2A-related disorders.

Our mission is to accelerate research, build
community, and advocate to improve the lives of

those affected by SCN2A-related disorders
around the world.
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Dear Friends,

It is with great enthusiasm that we present the FamilieSCN2A 2022 - 2025
Strategic Plan. Before you take a dive into this exciting document, we would
like to share a new way of referring to SCN2A-related disorders. To simplify
things, we will begin using 'SRD' to represent 'SCN2A-related disorder' in this
strategic plan and moving forward.

The mission of the FamilieSCN2A Foundation is to accelerate research, build
community, and advocate to improve the lives of those affected by SCN2A-related
disorders around the world. To ensure that our strategic direction is aligned with our
mission, the FamilieSCN2A Foundation Board of Directors developed this strategic plan
to execute impactful programs for the SCN2A community. We began by gathering data
from our patient and professional community through surveys and discussion groups. The data was then
carefully analyzed and translated into visionary goals that will drive change.

With your support since 2015, we have steadily constructed a strong foundation that is anchored by our
dedication to: , community, and advocacy. In 2022, our focus has been on building; building
towards a CURE! The CZI: Rare As One Grant Network has energized us to be bold
as we take the leap forward to expand our infrastructure. This capacity building
will ultimately allow us to fulfill our mission even more quickly. Over the next
three years, we are poised to make the most of the $600K CZI grant and
access to the impressive network of CZI resources to strengthen our
organizational capacity, grow our community, and advance international
collaborative research toward shared priorities. Together we will build

towards a cure!

While we are bold in our goals, we set them while holding a mirror to ourselves,
as we are committed to ensuring the goals are within our organization’s
strengths and capacity. Integrity is one of our prioritized values: We say what
we mean and we do what we say. This document gives an overview of the goals
we are setting for the next three years. We share this information standing by our

values of urgency, integrity, collaboration and inclusion, so that we are transparent with our
full community and hold ourselves accountable for making an impact.

With hope and gratitude,
FamilieSCN2A Foundation Board of Directors and Staff

C Rare
A special thank you to the Chan Zuckerberg Initiative for supporting our strategic plan development. @ cﬁfe
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Three strategic objectives represent key focus areas aimed at improving
the lives of those affected by SRDs.

ﬂ RESEARCH

Coordinate and collaborate with researchers in order to
accelerate scientific investigation of SCN2A.

2 COMMUNITY
Provide educational, emotional, financial and clinical

support for patients and families suffering from SRDs.

@ ADVOCACY

Increase outreach in order to advance important issues and
to improve the lives of those impacted by SRDs.
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CURRENT
STATE OF
RESEARCH

The FamilieSCN2A Foundation is committed to supporting
research that advances understanding of the cellular,
molecular, genetic, and systems-level mechanisms of SRDs.

We do this through:

The FamilieSCN2A Action Potential Grant

take The Action Potential Grant is an investigator-initiated grant program
ACT|ON, intended to accelerate the development of therapeutic treatments and
create disease-modifying advancements for those living with changes in the

SCN2A gene. This grant program is designed to facilitate preliminary
POTENTIAL/\N' investigations that will potentially lay the groundwork for subsequent

grants from the government, industry, or other funding sources, including
the FamilieSCN2A Foundation.

Clinical Trial Readiness Study (CTRS)
—— The SCN2A CTRS helps to determine the performance of specific
(_e' CTRS functional, adaptive behavior, and related measures over time in children
" W I Bt with SRDs. This study will provide information on the stability of these
measures and the extent to which they change with age. For therapeutic
trials in which these measures could be used as primary or secondary
outcomes, the data from this study will provide the basis for designing an
efficient and robust trial.

CuATSM Study

FamilieSCN2A Foundation sponsored a safety study in juvenile, non-
rodent animals for the molecule CUATSM. CuATSM is currently in clinical
ﬁ 1 NATIONWIDE trials for other neurodegenerative disorders with years of positive safety

CHILDREN'S data in adults. This molecule has shown efficacy in in-vitro experiments
When your ehild needs a bospiral, everything narters”

using SCN2A patient cell lines as well as a severe gain-of-function
SCN2A mouse model. We are working to advance the program toward
clinical trials in SCN2A.

Ongoing Research in SRDs

Other partners in SRD research are acknowledged below. For a full
description of research activities in SCN2A, please visit
www.scn2a.org/research
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The FamilieSCN2A Foundation is dedicated to providing
community programs to individuals living with SRDs and
their families. We are proud to offer the following
mechanisms to help those affected by SCN2A.

Community programs include:

IANANNANNANN]
WHAT DOES SCN2A STAND FOR

S cl Il lqu_ Newly Diagnosed Toolkit
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Global Support

Crisis & Bereavement
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The FamilieSCN2A Foundation raises public awareness of
SRDs through various platforms and media in addition to
establishing an international presence of the disorder through
awareness campaigns and initiatives.

Our advocacy initiatives include:

S

|NTERNAT|0NAL5€ Held onnually on Februory 241’h, FomiliesSCN2A

SCN2ADAY engages families across the globe for
FEERUARY 212 International SCN2A Awareness Day.
H 5, ) P FamilieSCN2A issues a quarterly newsletter to
ff‘a e constituents with regular research, awareness,
g -;%:%__ and event updates.

s
g% FamilieSCN2A has produced a series of

W Seminar Series educational videos on SCN2A, delivered by
experts in the field.

= l FamilieSCN2A is actively engaged on social
| Qﬂ media. Join us on Facebook, Twitter, Instagram,
@ Pinterest and YouTube.
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FamilieSCN2A identified three major goals
to support each strategic objective:

RESEARCH

.........................
ooooooooooooooooooooooooo

While broad goals were identified during
the FamilieSCN2A Strategic Planning
meeting in March 2022, they were further
prioritized by the SCN2A community
through surveys and discussion.
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TOP PRIORITIES:
Establish a standardized process to Reduce barriers to SCN2A-related
achieve expert consensus on SCN2A therapeutic development by
patient-level variant expanding access to essential
characterization and develop a research tools.

database for use in research and
clinical decision-making.

.....................................................................................................................

Develop a Research Roadmap for Build a Validated High-throughput
SCN2A. Best-in-class SCN2A Preclinical

Assay.

......................................................................................................................

Ensure the sustainability and
growth of our grant-giving
programs to fund critical SCN2A
research by securing diversified
funding sources, optimizing grant
review processes, and measuring
return on investment.

Increase investment in the drug
development industry for SCN2A-
related therapies through targeted
outreach and partnerships.

*Based on feedback collected from community surveys in mid-2022
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Provide resources for
educational, emotional,
financial, and clinical
support for patients and
families suffering from SRDs

TOP PRIORITIES:

Establish a working group of key opinion leaders to write a Gene Review
paper on SCN2A to submit for publication.

Centers (MDC) to enhance specialized care, research, and precision

Facilitate the development and coordination of SCN2A Multidisciplinary
treatments for individuals affected by SCN2A-related disorders (SRDs).

resources to provide affected families with reliable information, support
services, and tools for navigating SRDs and related challenges.

@ Build and maintain an up-to-date, user-friendly website that hosts

ooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooooo

*Based on feedback collected from community surveys in mid-2022
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Increase outreach in order
to advance important issues
and to improve the lives of
those impacted by SRDs

TOP PRIORITIES:

visibility, understanding, and education about SCN2A-related disorders

ﬂ Implement a global SCN2A Awareness Day campaign to increase
worldwide.

importance of genetic testing for early and accurate diagnosis.

@ Increase efforts focused on educating healthcare providers about the

(February 24th) in order to increase public and legislative awareness

@ Secure official proclamations recognizing SCN2A Awareness Day
of SCN2A-Related Disorders.

*Based on feedback collected from community surveys in mid-2022
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FamilieSCN2A understands that in order to meet our strategic
goals now and in the future, it is essential to set ourselves up for
long-term success. The following four categories broadly reflect
our sustainability initiatives to help us achieve our goals and are
based on feedback from our community members.

Increase development strategies, including
engagement opportunities with families.

Continue to partner with researchers, harness
existing relationships, and build new ones.

Focus on diversity, equity, and inclusion; ensure
FamilieSCN2A Foundation is representative of all
patients around the world.

*Based on feedback collected from community surveys in mid-2022



"Families" is part of our name for a reason.
Rare and devastating, SCN2A-related
disorders (SRDs) affect the entire family.
Our team of leaders strive every day and
in every way to improve the lives of not
only the patient, but the entire family.

STAY IN THE FAMILY

W @ FAMILESCN2A

f  FAMILESCN2AFOUNDATION

a eFAMILIESCN2A FOUNDATION

CONNECT WITH US

><] PO BOX 82, LONGMEADOW, MA 01028

@
><] COMMUNITY.SUPPORTeSCN2A.ORG
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