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Dear SMA Community,

In what can only be described as a most unusual year, the spinal muscular atrophy (SMA) community was
still able to make significant progress. Highest on the list was in August when the U.S. Food and Drug
Administration (FDA) granted approval for Evrysdi, the third approved therapy for SMA in less than four
years. We are proud of the role Cure SMA has played in driving a research agenda that has led us to this
point, but it’s imperative our community continue to press forward together, because our work toward a
cure for SMA is not done.

This year, we also saw great progress in implementing newborn screening for SMA across the U.S., with
nearly 7 in 10 babies now being screened at birth. Based on the latest timelines, we hope to reach more than
9o percent of all newborns screened for SMA by the end of next year. The rise in newborn screening for
SMA is leading to earlier diagnosis and the introduction of treatments sooner, which means children with
SMA can live longer and healthier lives.

With this changing landscape in mind, we continued to forge ahead on our work to expand the Cure SMA
Care Center Network, grow our knowledge through the SMA Clinical Data Registry, and ultimately develop
an evidence-based standard of care. As we grow our care initiatives, we remain committed to directing and
investing in new research that will lead to new symptomatic and muscle-targeting treatments that will work
in combination with a disease-modifying genetic therapy.

Finally, as the SMA community remained focused on keeping safe and healthy throughout the ongoing
global pandemic, Cure SMA moved rapidly to launch a series of virtual programs that have allowed us to
come together for education and social engagement. Our first-ever Virtual SMA Conference and SMA
Research & Clinical Care Meeting was a great achievement, and the engagement continued with our
Summit of Strength webinars and series of community social events. We also launched financial and
physical support packages to help the community during these times of isolation. Despite all these
successful programs, we do hope that 2021 will bring us back together in-person.

The successes you will see highlighted in this report are a direct result of the hard work and dedication of
the entire community—individuals with SMA, their families, clinicians, researchers, and donors. Thank you
for all you do, as we would not be where we are today without you and your continued support.

Best,
Kenneth Hobby Nick Farrell
President Chairman of the Board

SMA
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COMMUNITY SUPPORT

A Year of Virtual Engagement and Creative Community Building

Despite the 2020 reality of quarantines, remote working, and social distancing, Cure SMA made sure our work for the
spinal muscular atrophy (SMA) community continued. With the rapid and unexpected changes, Cure SMA remained
vigilant in monitoring and responding to the needs of the SMA community by maintaining our standard support
programs (i.e., newly diagnosed and adult/teen support packages, equipment pool, etc.), hosting a Virtual 2020 Annual
SMA Conference, and launching new support programs to help individuals with SMA and their families during the
Coronavirus (COVID-19) pandemic. We also were able to expand our engagement among adults with SMA, working
with the Adults with SMA Advisory Council to better understand their advocacy interests and determine new

programs to support engagement on an ongoing basis.

From the beginning of the global health crisis, Cure SMA was proactive in its response and set out to create new programs and

resources that supported the SMA community, including:

¢COVID-19 Information Center & Community
Webinars: Provided the most up-to-date information
and resources in support of the health and advocacy
needs of the entire SMA community, including
individuals, families, and healthcare providers.

e¢COVID-19 Support Packages: Helped members of
the SMA community obtain essential items that are
difficult to locate, such as PPE, hand sanitizer, and
antibacterial wipes. Two versions of the package were
launched in April and November.

¢COVID-19 Assistance Program: To help alleviate
some of the financial burden for those in the SMA
community who may be experiencing hardships due
to the pandemic, we offered a $50 gift card to help
with purchasing items such as meals, groceries, or
other essential supplies.

eSummiit of Strength (SOS) Webinar Series:
Considering SOS event cancellations, these
weekly virtual seminars brought experts in to speak
on a variety of educational topics tailored to help
individuals with SMA and families during this life
in quarantine.

eSMA Community Social Events: Virtual community
engagement events for various segments within the
SMA community—such as adults with SMA, families,
and children/teens—provided that much-needed
social boost that we have been missing from one
another. Virtual events geared toward adults with
SMA were especially popular, including the adult
hang-outs and trivia nights. In 2021, we will see even
more adult-focused virtual events, such as coffee
dates and book clubs.

What We've Achieved Together In 2020

PATIENT SUPPORT
ITEMS SENT REACHED

$6+ MILLION
INVESTED IN RESEARCH
AND CARE SUPPORT PACKAGES TO DATE

2,200+ PARTICIPANTS
FROM 45 STATES IN VIRTUAL
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WHO RECEIVED TEEN & ADULT
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Hosting the First-Ever Virtual SMA Conference

As we entered 2020 and prepared to meet up in Orlando in June, no one
could have imagined what the world was about to face and how our lives
would be changed. And, when it was clear that it was safest for everyone
to stay home, Cure SMA quickly pivoted its plans for the 2020 Annual
SMA Conference and SMA Research & Clinical Care Meeting, moving
everything virtual.

The 2020 Virtual SMA Conference took place June 8-12, 2020, and
although we were unable to come together in-person, individuals with
SMA, their families, clinicians, and SMA researchers virtually attended
the conference from 77 countries around the globe. It was an impactful
week of online workshops, networking, and community-building—with
more than 6,600 participants taking part in 28 offered live events.

The Virtual SMA Conference kicked off on Monday, June 8, with the
Opening Session, Clinical Care & Research Update Session, and a Newly
Diagnosed Virtual Session. This set the stage for a week of education and
engagement, where the SMA community heard presentations on topics
such as Aquatic Therapy, Women’s Health in SMA, Education, Medical
Management of Adults, Breathing Basics, and more.

We also hosted virtual networking and social events, including an SMA
grandparents “virtual mingle” and several Adults with SMA social events.
These evening events were an opportunity to gather online in a friendly
setting and connect via Zoom.

The conference concluded with the special celebration, where all members of
the SMA community were invited to share messages of unity on their social
channels. In an enthusiastic display of our community’s strength, more than
5,000 people liked and shared Cure SMA's content or posted their own
messages to show how we were all “United, At Home.” We look forward to
coming back together for the 2021 Annual SMA Conference in June.

Virtual SMA Research
& Clinical Care Meeting

On Wednesday, June 10, Cure
SMA kicked off the 2020 Virtual
SMA Research & Clinical Care
Meeting with a Clinical Care
CME Session that shared updates
on innovations in clinical care
and the impact of new therapies.
It also provided a valuable
opportunity to share knowledge
and earn continuing education
credits for 423 clinical attendees.
This session also emphasized

the value and importance of
multidisciplinary care teams in
SMA care and created meaningful
dialogue between care providers

across the globe.

The research portion of the
meeting continued Thursday,
June 11, with a session on Basic
and Clinical Research, and on
Friday, June 12, with a session

on Clinical Drug Development.
The goal here was to create open
communication of scientific data,
in hopes of accelerating the pace
of research. The meeting also
sought to build productive
collaborations—including
cross-disciplinary dialogue,
partnerships, integration of new
researchers and drug companies,
and educational opportunities for
junior researchers.
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Continued Support of Clinical Care for SMA

Therapies approved by the U.S. Food and Drug Administration
(FDA) are extending lifespans and, as a result, increasing the
number of individuals living with spinal muscular atrophy (SMA). The care for people with SMA is more important than ever
to ensure timely access to these treatments and to achieve the best possible outcomes.

The SMA Care Center Network empowers families and healthcare providers to collaborate by connecting centers to
one another and utilizing a united SMA registry to collect and share information. Cure SMA partners with established
neuromuscular care centers across the U.S. to establish best care and practices for all people with SMA. As of the end of
2020, the Cure SMA Care Center Network included 19 centers that provide SMA care and all FDA approved treatments.
These SMA Care Centers are diverse in geographic location, number of patients, and types and ages of patients.

Care Center Sites
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+ University of Utah, Utah Program for
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CLINICAL CARE

Update on the SMA Clinical Data Registry

The core of the Cure SMA Care Center Network is the SMA Clinical Data Registry, which secures electronic medical record
information from individuals with SMA who receive care at a Network site. The SMA Clinical Data Registry continues to grow
as new patients are consented at Cure SMA Care Center Network sites across the country. As of December 15, 2020, there were
380 patients in the Registry, representing a diverse cross-section of individuals with SMA in the U.S.

Patient Accrual (over the last year)
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Treatment Highlights

.
Biogen Genentech !/ NOVARTIS

Spinraza Clinical Trials Focus on Evrysdi Approved for SMA in Patients Zolgensma Maintains Momentum

Unmet Clinical Needs Over 2 Months with New Global Approvals
Globally launched clinical trials On August 7, the U.S. FDA approved goo+ individuals with SMA globally
(e.g, DEVOTE, RESPOND) to improve Evrysdi to treat adults and children 2 have been treated with Zolgensma,

outcomes for all people with SMA. 11,000+  months of age and older in the U.S. To  including in clinical trials, commercially,
people worldwide have received Spinraza.  date, 275+ patients have received Evrysdi. or through managed access programs.
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ADVOCACY

SMA COMMUNITY ADVOCACY MEANS

2IN 3 U.S. BABIES

ARE NOW SCREENED FOR SMA

We are proud that approximately 2.6 million babies born in the U.S. are now screened for spinal muscular atrophy (SMA),
according to a nationwide newborn screening status report. This report was released by Cure SMA at the two-year anniversary
of SMA being added to the Federal Recommended Uniform Screening Panel (RUSP).

As of the end of 2020, there are 33 states now screening newborns for SMA through permanent and pilot programs.
Together, these SMA screening states represent more than two-thirds (68%) of all U.S. births. The percentage of newborns
screened increased considerably in 2020, with the implementation action by large states, such as California, Florida, Illinois,
and Washington State. Cure SMA expects the percentage of newborns screened through a state program will increase to
close to go percent by the end of 2021 when Texas, which represents more than 10 percent of all U.S. births, and other key
states start screening, based on current Cure SMA estimates.

Cure SMA will continue working with SMA families and partners in all non-screening states to help expedite implementation
of newborn screening for SMA to ensure babies in every state have the best chance at a healthy and full life.

= NOT SCREENING

HI
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ADVOCACY

Cure SMA Advocates for SMA Community During

COVID-19 Pandemic

Cure SMA Works to

From the start of the Coronavirus (COVID-19) public health emergency, Ensure Access
Cure SMA was actively educating policymakers at the federal and state
level about the needs, concerns, and impacts of the pandemic on the

SMA community. Our advocacy efforts, which have been informed by

to Treatments

direct conversations and survey responses from the SMA community, Cure SMA continues to educate
have included: public and private insurers on
the ongoing needs of the SMA
«Cure SMA letters to Congress, Governors, and key state health care community and the need for access
officials on the unique care, treatment, equipment, and other needs to life-altering medications. Cure

of children and adults with SMA and their families. SMA contacted all major private

and public payers following the

« Letter downloads for the SMA community to send directly to their

state officials on their specific COVID-19 related needs. el LS Fovd aiad D

Administration (FDA) approval of
«Grassroots action alert to Congress to ensure safe and ongoing Evrysdi. In addition, our advocacy
access to community services, including in-home care and personal continues to promote full access
care attendants. to Spinraza and Zolgensma. Our

outreach highlights the clinical
evidence of treatments, and asks
for full, unrestricted access to
treatments for all individuals in

« Participation in sign-on letters with other national organizations
seeking protections for people with disabilities in vaccine allocation
once a COVID-19 vaccine is made available.

«Direct advocacy and collaboration with other national organizations accordance with each treatments’
to seek priority access and protections for people with disabilities in respective FDA label. In addition,
vaccine allocation once a COVID-19 vaccine is made available. Cure SMA has presented testimony

and provided public comment in
support of full and unrestrictive

Cure SMA also joined other national healthcare, rare disease, and _
access to treatments, theraples,

disability organizations in letters urging federal and state officials : '
to stop the discrimination of individuals with underlying health equipment, and services.
conditions, such as SMA, in accessing healthcare and equipment (e.g.,
ventilators) during the public health emergency. Separately, Cure SMA
wrote to all 50 state Governors demanding that they rescind any
discriminatory rationing of care policies. This collective effort has
resulted in policy reversals and gubernatorial statements supportive
of equal access to care and equipment during this crisis.
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RESEARCH

Cure SMA Met
with U.S. FDA for
Critical Path
Innovation Meeting

In August, Cure SMA met
with the FDA in a Critical
Path Innovation Meeting
(CPIM), where key leaders at
the FDA had the opportunity
to communicate with clinical
investigators, members of
academia, industry, scientific
groups, and patients about
how to improve efficiency
and success in the next
stages of drug development
for SMA. At the virtual
CPIM, Cure SMA worked to
enhance the understanding
among these regulatory
leaders of the most
significant unmet medical
needs of children and adults
with SMA. Discussions could
affect the design of future
clinical trials, expectations
for future therapies, and help
to better meet the changing
needs of our community.

Cure SMA has a rich history of supporting research aimed at improving quality
of life, expanding treatment options, and advancing the understanding of spinal
muscular atrophy (SMA). In FY20 (July 1, 2019-June 30, 2020), we awarded approx-
imately $3.2 million in new research funding to accelerate work that focuses on
developing treatments and improving care for all people with SMA.

'3|'

Comprehensive Research Program Continues to
Propel SMA Treatment and Care

This year, Cure SMA also committed $2.2 million in funding for the Pediatric
Neuromuscular Clinical Research Network (PNCRN), a network of highly skilled
clinical trial investigators, clinical evaluators, clinical coordinators, statisticians,
and data management personnel. Originally funded by The SMA Foundation

in 2004, the PNCRN established a team of SMA clinical trial experts that have
integrated clinical research, education, and care to achieve the best possible SMA
clinical trial outcomes. Cure SMA has collaborated as co-sponsor of the PNCRN
since 2018.

In recent years, the PNCRN has been involved in the seminal clinical trials that
have led to the U.S. Food and Drug Administration (FDA) approvals of break-
through SMA treatment options that have forever changed the natural history of
the disease. We see our support of the PNCRN leading to more ground-breaking
collaboration in SMA research and clinical care.

Six sites comprise the PNCRN for SMA, including Boston Children’s Hospital,
Boston, MA; Children’s Hospital of Philadelphia, Philadelphia, PA; Columbia
University Irving Medical Center, New York, NY; Nemours Children’s Health
System, Orlando FL; Stanford University, Palo Alto, CA; and the data coordinating
center at the University of Rochester, Rochester, NY. These clinical research and
treatment sites have also now been integrated into the established Cure SMA
Care Center Network, which will lead to real-world evidence that increases access
to approved treatments for SMA and improves care for individuals and families
affected by SMA.

In addition to these research programs, we have continued our work in the Cure SMA-led Industry Collaboration.

The Collaboration is a multi-faceted partnership that brings together pharmaceutical companies, Cure SMA, and other
nonprofit organizations to address scientific, clinical, and regulatory topics that are critical to advancing drug development in
SMA. The three collaboration topics groups are moving forward work to expand access to clinical trials; educate parents and
physicians about SMA to reduce time to diagnosis; and engage with regulators to help them understand the unmet needs in
SMA and the economic burden of the disease. In FY20, members of the Industry Collaboration included Genentech/Roche
Pharmaceuticals, Novartis Gene Therapies, Biogen, Cytokinetics, and Scholar Rock.

®.. C
9}3}"?{"}‘??"} ) NOVARTIS Blogenn Cytokinetics :\\%.ScholorROCkH
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RESEARCH

Cure SMA Drug Pipeline

Cure SMA has directed and invested in comprehensive research that has shaped the scientific community’s understanding
of SMA, led to breakthroughs in treatment and care, and provided individuals and families the support they need today.
As our thinking around treatment needs for SMA evolves, new research strategies will lead to symptomatic and
muscle-targeting therapies that will work in combination with approved disease-modifying genetic treatments.

w w FDA TO

PRECLINICAL: DISCOVERY CLINICAL DEVELOPMENT APPROVAL PATIENTS

SAFETY &
_ IDENTIFICATION OPTIMIZATION MANUFACTURING PHASE 1 ‘ PHASE 2 ‘ PHASE 3

Biogen/lonis-Spinraza
[

AveXis/Novartis-Zolgensma (IV)

Roche-Genentech/PTC/SMAF-Evrysdi

Cytokinetics/Astellas-CK-2127107

Novartis-LMI070

Scholar Rock-SRK-015 (Muscle Drug)
AveXis/Novartis-AVXS-101 (IT)
Biogen-BIIB110 [Muscle Ehancing Agent)
Biogen-Gene Therapy
Columbia/NU-p38aMAPK Inhibitor
MU/Shift Pharmaceuticals-E1 ASO

Biogen/lonis 2nd Generation ASO _
—

AurimMed Pharma-Small Molecule

ORGANIZATION/DRUG NAME OR APPROACH ——————————————

Calibr-Small Molecule

Indiana U/Brigham & Women's-Small Molecule
Praxis Biotech-Protein Synthesis Enhancers
Monani-Modifier Program
Harvard-Small Molecule

Long Non-Coding RNA Project
Patten-Zebrafish Screen

Jablonka-Calcium Channel Modifier

IND = Investigational New Drug NDA = New Drug Application Last updated: September 2020

The SMA Drug Pipeline reflects the SMA community’s progress in gaining access to Evrysdi, Spinraza, and Zolgensma,
as well as the progress of additional research programs currently in development. We continue to identify and explore
four possible treatment targets:

1. Replacement or correction of the faulty SMIN1 gene.
2. Modulation of the low functioning SMN2 “back-up gene”
3. Neuroprotection of the motor neurons affected by loss of SMN protein.

4. Muscle protection to prevent or restore the loss of muscle function in SMA.
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BOARD, COMMITTEE, AND ADVISORY MEMBERS

BOARD OFFICERS
Nick Farrell, chair

Gillian Mullins, secretary
Peter Statile, treasurer

BOARD MEMBERS

Corey Braastad
Kelly Cole
Matthew Evans
Robert Graham, MD
Jaclyn Greenwood
Allyson Henkel
Kelly Jankowski
Annie Kennedy
Edmund Lee

Rob Lockwood
Amy Medina
Tom Murray

Brad Nunemaker
Spencer Perlman
Shannon Shryne
Brian Snyder, MD
Brynne Willis
Shannon Zerzan

COMMITTEE MEMBER

Steve Miranda

DIRECTOR EMERITI

Adi Rappoport
Audrey Lewis

Barb Trainor

Paula Barrett
Richard Rubenstein
Sandy Wimsatt

ADULTS WITH SMA ADVISORY COUNCIL

Colleen McCarthy O’Toole, Chair and VP of Family Support, Cure SMA
Carolyn Barrett

Jessica Clark, Cure SMA
John Day, MD

Angie Lee

Emma Lockwood

Doug McCullough

Mary McHale

Brad Nunemaker

Shannon O’Brien, Cure SMA
Collin Pollock

Kevin Schaefer

Sandy Spoonemore

Dany Sun, Cure SMA

Lyza Weisman

Angela Wrigglesworth

Shannon Zerzan I I

RICHARD RUBENSTEIN

We would like to extend our gratitude and congratulations to Richard
Rubenstein for his time and efforts dedicated to Cure SMA since 2009.
He became Chairman of the Board in 2013 and has now completed his
term in this role this year.

During that time, he advanced the organization’s key strategic
initiatives—pushing forward with new support programs for the adult
community and local patient care for all. His dedication has helped
bring SMA to where it is today, with widespread newborn screening
and three FDA-approved treatments that have forever changed the
diagnosis, treatment, and care for SMA.

We are pleased that he will be staying with our Board as a member
emeritus in the years ahead.

Thank you, Richard for your years of dedication, support,
and leadership to the mission to Cure SMA!

//AIU% N Rt

Kenneth Hobby Nick Farrell
President Chairman of the Board
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BOARD, COMMITTEE, AND ADVISORY MEMBERS

SCIENTIFIC ADVISORY BOARD

Jill Jarecki, PhD, Cure SMA
Jackie Glascock, PhD, Cure SMA
Elliot J. Androphy, MD
Arthur H. Burghes, PhD
Tom Crawford, MD
Christine DiDonato, PhD
Katherine W. Klinger PhD
Stephen J. Kolb, MD, PhD
Adrian Krainer, PhD
Umrao Monani, PhD
Samuel Pfaff, PhD

Mark Rich, MD, PhD
Charlotte Sumner, MD

TRANSLATIONAL ADVISORY COUNCIL

Christine Brideau, PhD
Arthur Burghes, PhD
Peter Hodder, PhD

Jim Inglese, PhD
Joseph W. Lewcock, PhD
Timothy Reilly, PhD, DABT
Lee Rubin, PhD

Jasbir Singh, PhD
Charlotte Sumner, MD
Michael Vellard, PhD
Chien-Ping Ko, PhD
Dione Kobayashi, PhD

MEDICAL ADVISORY COUNCIL

Mary Schroth, MD, FAAP, FCCP
Alison Ballard, RN, MSN

Vanessa Battista, RN, MS, CPNP-PC, CHPPN
William Bell, BS Pharm, MBA, MSCC, RPh
John Brandsema, MD

Jin Yun (Helen) Chen, MS, CGC
Thomas Crawford, MD

Tina Duong, MPT, PhDc

Bakri ElSheikh, MBBS, FRCP

Albert Freedman, PhD

Melissa Gibbons, MS, CGC

Jennifer Hubbell, OTR/L

Becky Hurst Davis, MS, RD, CSP, CD, CNSC
Chamindra Konersman, MD

Richard Kravitz, MD

Kristin J. Krosschell, PT, DPT, MA, PCS
Oren Kupfer, MD

Khalida Liaquat, MS, LCGC

Diane Murrell, LCSW

Leslie Nelson, PT, PhDc, OCS

Julie Parsons, MD

Silvana Ribaudo, MD

Samuel Rosenfeld, MD

Peter Schochet, MD

Perry Shieh, MD, PhD

Edward Smith, MD

Anne Stratton, MD

Stacey Tarrant, BS, RD, LDN

Jane Taylor, MD, MsCR

Fred Troutman, PhD, RN

Laura Watne, MS, RD, CSP
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FINANCIAL BREAKDOWN

In 2020, as the world was met with the challenges of the global COVID-19 pandemic, Cure SMA was able to
transition much of our programming to continue supporting the SMA community virtually while minimizing the
financial impact for our ongoing research and care initiatives.

STATEMENT OF FINANCIAL POSITION
FOR THE YEAR ENDED JUNE 30, 2020 AND 2019

STATEMENT OF ACTIVITIES
FOR THE YEAR ENDED JUNE 30, 2020 AND 2019

ASSETS 220 200
Cash, cash equivalents, and investments $7,871,329  $5,584,223 Contributions:
Receivables and other assets 1,374,739 3,834,150 Contributions and grants $6,991,682  $8,470,475
Fixed assets, net 713,654 844,177 Chapter events, net 3,395,622 3,680,607
Other assets 192,252 113,736 Conference 1,640,500 2,007,413
Total Assets $10,151,974 $10,376,286 Other revenue 75,412 119,505
Total Revenue 12,103,216 14,278,000
LIABILITIES 2020 2019
Accounts payable and accrued expenses $1,491,995 $2,215,545
Research and grants payable 2,582,049 3,055,935
Total Liabilities 4,074,044 5,271,480 Research $3,808,347 $5,155,498
Patient services 2,262,997 3,313,869
NET ASSETS 2020 2019 Family support 2,100,125 2,462,687
Unrestricted $1,463,867 $497,975 Awareness 731,290 763,974
Temporarily restricted 3,371,596 3,440,835 Management & general 858,845 1,010,788
Permanently restricted 1,242,467 1,165,996 Fundraising 1,368,488 1,422,300
Total Net Assets 6,077,930 5,104,806 Total Expenses 11,130,092 14,129,116
Total Liabilities and Net Assets $10,151,974  $10,376,286 Change in Net Assets from Operations $973,124 $148,884

Financial information presented has been summarized from financial statements audited by Warady & Davis LLP dated June 30, 2020 and 2019.
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HERE YOUR CONTRIBUTIONS GO

80 percent of every dollar spent
in 2020 funded research,
patient services, family support,
and awareness.
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