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“At first, the progress was
slow, searching for where to
begin. Soon the small wins
compounded, and we learned
more and grew stronger.”
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Dear Friends,

As CEO and Board Chair of this
life-changing Foundation, David and I
extend our sincere thanks to you, our
partners in the fight for vision. Thanks to
a dedicated staff, exceptional volunteer
leadership, world-class scientists, and
donors like you, we are the world’s
leading organization searching for and
finding preventions, treatments, and

cures for retinal degenerative diseases.

The 2020 Annual Report highlights our
collective progress toward that mission

— amission that you make possible.

As we reflect on the past year, we must
acknowledge the global pandemic

that upended the world in early 2020.
COVID-19 has impacted our ability to
gather in person and as a result, caused
many of our fundraising efforts to change
course. But with alot of hard work, and
as aresult of generous friends like you,
we’'ve managed to close out the fiscal year

on a positive note.

While the primary purpose of this
annual report is an accounting of activity
up to June 30, 2020, as always, we are

looking ahead to new victories, and more

treatments and cures. There have been

five decades of fundraising, research,
and trial and error that have led us to
this point, and all the wins along the way
are why we can look with confidence to

the future.

Our report on the 2020 fiscal year is
guided by three key areas: ensuring
expertise in the field, fueling the research

pipeline, and winning the fight for vision.

We Are the Experts

Every year, the Foundation Fighting
Blindness deploys significant resources
for the development of treatments and
cures. We are leading a global effort in
collaboration with the top experts in
the field and supporting nearly 80 labs

across the world.

The Foundation didn’t start this way. In
1971, we struggled to attract researchers
to the study of inherited retinal diseases.
But we were driven by the commitment
of our chairman and co-founder Gordon
Gund and his late wife Lulie, and
countless others who were passionate
about the mission. Together, with
donors like you, we fought to recruit a

generation of researchers.

At first, the progress was slow, searching

for where to begin. Soon the small wins

compounded, and we learned more and
grew stronger. Ten years ago, only a few
clinical trials were underway. Today, the
Foundation has funded the research that
made many of the more than 40 clinical

trials possible.

The recent growth in this area of
research is exponential. We’ve identified
300 genes, and the only thing standing
in the way of finding cures is adequate

funding.

At the heart of this progress is a robust
engine of resources that includes the
Clinical Consortium, the Scientific
Advisory Board, and the My Retina
Tracker Registry.

The Clinical Consortium is a group of
39 clinical sites around the world, all
working together to study how inherited
retinal diseases progress so they can
develop outcome measures for efficient
clinical trials. The Scientific Advisory
Board is a brain trust of the world’s
leading retinal experts who provide

the Foundation insight on research

and clinical advancements and review

research grant applications.

To ensure that we maintain our roster

of experts in the field, we fund programs

like The Diana Davis Spencer
Clinical Research Fellowship Award.
This initiative provides funding for
doctors in clinical fellowships. The
program helps us increase the number
of clinician-scientists with the expertise
and commitment to provide clinical care

to patients with inherited retinal disease.

In support of all our work is our My
Retina Tracker Registry. Over 16,000
people are now active participants in

the Registry. The Registry is a precious
resource for patients and families and an

invaluable tool for researchers.

In addition, the Open Access Genetic
Testing Program offers no-cost genetic
testing and counseling to help patients
and families understand the genetic
cause of their disease, what those results
mean, and guide them to research that is

relevant to their conditions.

While the growth of the Registry has
been impressive, we need to do more.
Since there are upwards of 200,000
people in the U.S. with an inherited
retinal disease and more than four
million worldwide, there is no shortage
of patients to engage. To continue
advancing the science, we need as many

of those people to take part as possible.



The Promise of the Research Pipeline
Our work is shaped every day by

what we call the Pipeline to Vision.
Engagement leads to investment, which
funds research, which ultimately leads
to treatments, cures, and a victory for

vision.

The first step in generating the necessary

funding for a robust research pipeline
is engaging with current supporters
while also inviting new people to join
our mission. Engagement starts at the
local level, with over 40 volunteer-led
chapters across the country that
increase awareness, provide support,
and raise money for families affected
by retinal diseases. As in years past, we
held multiple annual VisionWalk events,
which are essential in bringing in new

supporters.

Because of the pandemic, our first-
ever National Virtual VisionWalk
was held in June. And despite the
shift in execution, it raised more
than $1.2 million.

Another significant strategy for
fueling the research pipeline is the
Retinal Degeneration Fund (RD

Fund)—made possible by donors who

contributed to the Gordon and Llura

Gund Family Challenge. Launched in
2018 as a not-for-profit venture arm

of the Foundation, the RD Fund helps
accelerate life-changing outcomes for
people with inherited retinal diseases
through direct investment in companies

developing therapies.

These investments further the research
and generate even more funds that are
poured right back into accelerating our
mission. With more than $72 million
under management, the RD Fund is

not only leveraging the resources and
expertise of the Foundation, but also
attracting significant capital from

outside investors.

Together, We’re Winning

Thanks to you, the Pipeline to Vision

is full like never before. It’s producing
potential treatments and cures. It’s
producing hope. It’s producing a victory

for vision.

All this investment, all this research,

all this work—it’s paying off in
unprecedented ways. Thanks to you,
we're winning. Early proof of these wins
is LUXTURNAZ®, the first FDA-approved
gene therapy for the eye or any inherited
disease. Later in this report, along with
more information about VisionWalks,

clinical trials, and all our activity, you

can alsoread about Hannah, a recent
LUXTURNA success story.

At seven years old, Hannah had never
seen a lightning bug in the summerora
star in the sky. But after her treatment
with LUXTURNA, Hannah can now
play outside at night with her brothers

and has a new bright future in store.

Hannah’s story is the kind of winning
that the Foundation has been striving
toward for nearly a half-century.

We have an enormous pipeline of
treatments in development, with the
potential to create countless more
stories like Hannah’s. And it’s all thanks

to the generosity of supporters like you.

But it’s not enough. The science is there,
waiting for us. We continue to need
funds to put the science to work. You
and others like you know the impact we

can make. You light a fire under us.

It’s no longer a question of the science,
it’s a question of funding the science.
We can’t stop now. Yes, it’s a heavy

lift, but with your help, we firmly
believe we can defeat these diseases in

our lifetime.

As we prepare to celebrate our
50th anniversary in 2021, David
and I ask for your continued support.

Because together, we will win.

With our sincerest thanks,

TuB et

David Brint, Chairman

Benjamin R. Yerxa, PhD,
Chief Executive Officer
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There has been
remarkable growth in
clinical development

for retinal degenerative

disease treatments in
2020. Foundation
funding continues to
play a leading role in
advancing the field,
especially in moving
emerging therapies
into and through
clinical trials. More
than 40 clinical trials
are underway for
potential treatments
for retinal diseases.

This fiscal year’s research
highlights include:

Nacuity’s Emerging Anti-Oxidative
Therapy Moves into Clinical Trial for
RP associated with Usher Syndrome
Fort Worth-based Nacuity
Pharmaceuticals launched a Phase 1/2
clinical trial in Australia for NPI-001,
an oral anti-oxidant designed to slow
vision loss in people with retinitis
pigmentosa (RP) and RP associated
with Usher syndrome. The Foundation
is investing $7.5 million in NPI-001
development through its RD Fund.

Foundation Invests $3 million in
Atsena Therapeutics, New Company
Developing GUCY2D-LCA1 and

MYO7A-USH1B Gene Therapies

The gene therapy for Leber congenital
amaurosis (LCA) caused by mutations
in GUCY2D is in a Phase 1/2 clinical
trial at the University of Pennsylvania.
A dual-vector gene therapy for

Usher syndrome type 1B, which is
caused by mutations in MYO7A, is

in pre-clinical development. Atsena
Founder and Chief Scientific Officer
Shannon Boye, PhD, University of
Florida, is the pre-clinical developer
for the company’s emerging gene
therapies. The Foundation provided
significant lab funding to Dr. Boye for



her pioneering gene therapy work in
MYO'7A and other retinal genes.

jCyte Reports Promising Results for
Phase 2b Clinical Trial of its Cellular
Therapy for RP

jCyte, a biotech company based

in Newport Beach, California,
announced that its emerging cellular
therapy for people with retinitis
pigmentosa (RP) and related diseases
has performed encouragingly in a
Phase 2b clinical trial. The company
plans to launch a Phase 3 clinical
trial for the treatment in 2021. The
goal of the therapy is to preserve

or potentially restore some vision

in people with RP and related
conditions, independent of the
mutated gene causing the disease.

AGTC Planning Phase 2/3 Clinical
Trial for XLRP Gene Therapy
Applied Genetics Technology
Corporation (AGTC), a developer
of gene therapies for rare diseases,
is planning to launch a Phase 2/3
clinical trial in the first quarter

of 2021 for its emerging X-linked
retinitis pigmentosa (XLRP) gene

therapy for people with mutations
in the gene RPGR. AGTC is also
expanding its Phase 1/2 XLRP gene

therapy trial. In January 2020, AGTC
reported a favorable safety profile
and evidence of vision improvement
for the XLRP gene therapy in the
Phase 1/2 trial. The Foundation
funded critical lab research to make
this gene therapy clinical

trial possible.

MeiraGTx and Janssen
Pharmaceuticals Report
Promising Interim Results from
its Phase 1/2 Clinical Trial for

XLRP Gene Therapy

MeiraGTx and Janssen
Pharmaceuticals report stable or
improved retinal sensitivity for five
of seven participants — those in the
low and intermediate dose groups
— in a Phase 1/2 clinical trial for

its X-linked retinitis pigmentosa
(XLRP) gene therapy. The therapy
is for XLRP caused by mutations

in the gene RPGR. Thanks to the
encouraging interim results, the
company is planning a Phase 3 trial
for the treatment.

ProgStar Study Identifies

Potential Endpoint for Clinical

Trials of Emerging Stargardt
Disease Treatments

An international research team
funded by the Foundation recently
showed that microperimetry may

be an effective outcome measure for
clinical trials of emerging Stargardt
disease therapies. A microperimeter
is a device that measures retinal
sensitivity in the macula, the central
region of the retina. The results of
the study were published online in
JAMA Ophthalmology.

Interim Results Released for USH2A
RNA Therapy Clinical Trial

ProQR Therapeutics, an RNA
therapy developer in the
Netherlands, has announced
three-month, interim Phase 1/2
clinical trial results for QR-421a,

an emerging treatment for people
with Usher syndrome type 2A and
non-syndromic retinitis pigmentosa
(RP) caused by mutations in exon 13
of the USH2A gene. The company
reported that the treatment was
well tolerated and caused no serious
adverse events. Also, 25 percent of
patients receiving the treatment
demonstrated improved vision.

First Patient Receives Emerging
CRISPR Therapy in Clinical Trial

for LCA10

Clinical researchers at Casey Eye
Institute, Oregon Health & Science
University (OHSU), have dosed

the first patient with an
experimental CRISPR/Cas9 therapy
in the BRILLIANCE Phase 1/2
clinical trial for people with Leber
congenital amaurosis 10 (LCA 10).
The emerging treatment targets a
specific mutation (c.2991+1655A>G
in Intron 26) of the gene CEP290.
The trial is the first time an emerging
CRISPR therapy was administered
inside the human body.

Iveric Bio’s Therapy Slows Retinal
Degeneration in Phase 2b Trial for
Dry AMD

Zimura®, an emerging therapy

for people with advanced dry
age-related macular degeneration
(AMD), slowed progression of
geographic atrophy, the lesions
signifying retinal degeneration and
potentially vision loss, in a Phase 2b
clinical trial. Results were reported
after 12 months of treatment.
Patients will be treated in the Phase
2b for a total of 18 months.



The

Foundation
Around the

Nation

In the first half of the fiscal year, our
Fighting Blindness family across
the country came together to raise
funds, increase public awareness,
and provide support for their
communities. After the COVID-19
pandemic struck, our entire
community, including our staff,
board members, trustees,
committees, volunteers, chapters,
and team captains from across

the country had to pivot to

keep the Foundation’s mission
moving forward in new ways. The
Foundation created new virtual
experiences to keep meaningful
community engagement momentum
going. In the end, wherever we are,
we are stronger together —

as a community.

The 13th Annual Twin Cities
VisionWalk hosted over 670
attendees that came out to help
further our mission. These Vision-
Walkers, sponsors, volunteers,
and other supporters raised over
$244.760 to advance the
Foundation’s mission.

Youth Chair Maeva Murphy cuts the ribbon with
the help of her mom and Dr. Bhavsar of The Retina
Center at the start of the Twin Cities VisionWalk as
other walkers cheer.

The 14th Annual Colorado
VisionWalk was a picture-perfect
day with over 500 participants
who formed 30 teams and raised
$214,320, anew all-time high. The
Colorado VisionWalk has exceeded
its goal for the past five years and
aims to keep the streak going!

Pictured right:
Colorado VisionWalkers at the starting line with a
balloon arch and the venue in the background.




The 12th Annual Boston
VisionWalk was celebrated at
Artesani Park in Brighton, MA.
Over 400 walkers showed their
support of the Foundation, with
special appearances by famous
Boston sports’ mascots, raising over : \ ]
$226,000 to find cures for retinal From left to right, Mitch Reiter, Dr. Ben Yerxa, and

degenerative diseases. Eddie Russnow posing together at the 17th Annual
Taste for Sight.
The 19th Annual Microsoft

Scramble for Sight golf tournament
held on August 7, 2019, hosted

130 golfers and 80 volunteers and
families at Arrowhead Golf Club in
Littleton, Colorado. Honorary guest
Olivia Klinefelter and her father
shared her LUXTURNA story with

Pair of attendees smiling and laughing
at the starting line. attendees, which has restored her

vision, going from 20/800 to 20/50
today. The sponsors, golfers, and

The 17th Annual Taste for Sight

in New York, New York featured
ew Torkieatureaa auction raised an all-time high of

$143,974, which brings the event’s
19-year total to over $2.2 million.

selection of wines, beer, spirits,
and seasonal fare in support of the
urgent mission of the Foundation
Fighting Blindness. Taste for Sight
highlighted 21 local breweries and
wineries, auctioned off over 50
exclusive items and experiences,
and in total raised over $178,000
for the Foundation.

Group photo with all the participants’ hands in
the air posing prior to the shotgun start.

Scramble for Sight co-founder and co-chair,
Scott Burt (left), with the event’s featured honorary
guest, Olivia (right), both giving a thumbs up.

The Foundation made the tough
decision to pivot on our approach to
VISIONS 2020 that was planned for
Minneapolis, MN, to an all-virtual
event. The new virtual approach was
a great success, and we hope

everyone that participated gained
insight to the most recent advances

in retinal research and experienced a
sense of community with the Fighting
Blindness family. Our mission is

your vision! All Virtual VISIONS
2020 presentations were recorded

and are available to watch at:
Our first-ever National Virtual

VisionWalk on Saturday,
June 6, 2020, was a celebration of

FightingBlindness.org/recorded-sessions

the Fighting Blindness community!
Participants from across the nation
joined together virtually to show
their united, unwavering
commitment to the Foundation’s
mission, raising over $1.3 million,
bringing the fiscal year total to

$3.2 million. Throughout the day,
VisionWalk supporters tuned into the
virtual opening ceremony and then
celebrated VisionWalk by walking
around neighborhoods, running on

treadmills, dancing in driveways

and more. Joanne, Easton, and Matthew McCoon and their
black lab outside wearing their Team Easton’s Eyes
shirt and a matching bandana for their dog.
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Hannah’s
Bright
Future
Ahead

At seven years old,
Hannah had never
seen a lightning bug
in the summer or a
star in the sky. But
after her treatment
with LUXTURNA,
Hannah can now play
outside at night with
her brothers and has a
new bright future

In store.

Pictured left:

Hannah outside in the woods hiking
with her two brothers, Matthew (left)
and Jacob (middle).

Hannah Reif was diagnosed with a

visual impairment when she was just

three months old.

At two weeks old, Hannah’s mom,
Amy, took her to a routine wellness

checkup. The pediatrician asked Amy

if Hannah was making eye contact
with her, and she immediately
responded, “yes” because she knew
it was the right answer. But after
putting more thought into it, Amy
honestly wasn’t sure. After that
appointment, Amy and Hannah’s
father, Chris, kept a closer watch on
her eyes.

Over the next few months, Amy and
Chris realized that Hannabh, in fact,
wasn’t making eye contact with her.
Hannah would only look out the
window at the sun or alamp. Amy
even saw what looked like Hannah’s
eyes bounce up and down, and
that’s when she started to realize
something wasn’t right. Within
days of Hannah’s next checkup,

she was referred to a pediatric
ophthalmologist and then sent

to Children’s Hospital of
Philadelphia (CHOP) for an

15
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Hannah Reif baking by putting ingredients in a stand mixer.

electroretinography (ERG) test.
That same day, the doctor told Amy
that Hannah’s ERG results came
back flat, diagnosing her with Leber
congenital amaurosis (LCA). Shortly
after, Hannah received genetic
testing to confirm she did have LCA
with mutations in the RPE65 gene.
Their retinal specialist told them
about a clinical trial happening right
there at CHOP for a gene therapy
that Hannah could potentially be a
candidate for one day.

“Learning about the ongoing
clinical trial as soon as Hannah
was genetically tested was really
promising for us,” says Amy. “We

were thrilled knowing that the trial
was going on right where we lived,
and it gave us so much hope. At that

early point in Hannah’s diagnosis, it’s

all you can hold onto.”

Amy recalls immediately feeling
overwhelmed by Hannah’s diagnosis,
but having the Foundation Fighting
Blindness as aresource helped her
to feel more informed and prepared
for Hannah’s future. The Reif family
attended their first Foundation
VISIONS conference when Hannah
was only seven months old. This
experience involved connecting
with other parents and individuals
affected by rare diseases like

Hannah’s, which helped them to
feel a part of the Fighting Blindness
family.

“All you hear initially is how rare

of a disease your daughter has,”
says Amy. “I didn’t know anything
about vision loss, but to have an
opportunity to meet others affected
by diseases so similar to hers so
early on, it was really wonderful.”

The Reif family has also
participated in the Philadelphia
VisionWalk every year since
Hannah was one year old.

Over the next several years, Amy
and Chris continued to hold onto
hope and brought Hannah to CHOP
for her annual checkups, hearing of

the clinical trial progress each time.

Two weeks after Hannah
turned seven years old, on
December 19, 2017, Amy
and her family heard the
news that LUXTURNA®
had become FDA approved.
They knew the trial had
been so successful, but the
day LUXTURNA was an
FDA-approved gene
therapy felt unreal.

Amy waited a couple of weeks
before reaching out, but then at the
beginning of January, she contacted
Spark Therapeutics, the company
developing the treatment. Over the
next several months, the Reif family
waited until CHOP became an
approved treatment site.

“It was ano brainer that we

would have the procedure done at
CHOP,” says Amy. “Although it was
obviously so exciting, it was still
pretty terrifying too.”

Hannah was the first patient to
receive LUXTURNA at CHOP
after its FDA approval. Dr. Albert
M. Maguire performed Hannah’s
surgery, who was part of the team
that brought the genetic therapy
to fruition.

On July 10, 2018, Hannah had her
first surgery on her left eye, and
Amy and Chris could immediately
tell Hannah could see better.

“She came downstairs the next
morning for breakfast, sat down at
the table, and turned on her desk
lamp like she always had every
morning,” recalls Amy. “But she
immediately pushed the light away
and started to cry because the light
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was too bright. She had never had
a sensitivity to light; she always
needed more light before.”

Hannah’s vision was cloudy at first,
but only six days after her first
surgery, Hannah saw a star for the
first time in her life.

Two weeks later, after Hannah’s
second surgery on her right eye,

new discoveries continued. Hannah
could now see the buttons on the
microwave, the hot and cold controls
for air in the car, the water line in her
glass, and more.

“She’d be filling up a glass of water
and say, “Hey, I can see a water line
in my glass now,” when before she
had to stick her finger in the glass to
know if it was full,” says Amy. “As a
mom, I wanted to cry every time she
discovered something new that

she could see, but Hannah just stated
it, very casually, and never really got
excited about it, she just took it all
in stride.”

Before Hannah'’s surgery, the Reif’s
were always mindful of the lighting
when visiting new places with
Hannah. Amy and Chris would

carry a portable desk lamp, in case
the lighting was too dim for Hannah.
But now, the entire family has been
able to explore new places, like
Disney World, and not once have to
worry about how the lighting would
be for Hannah.

Hannah now has the freedom to run
around and play outside with her
brothers and friends, even once the
sun goes down. Her new favorite
summer activity is catching lightning
bugs, which she couldn’t even see
before, let alone be able to navigate
outside in the dark.

Thanks to LUXTURNA, Hannah’s
world is now brighter and clearer
than ever, giving her the ability to

navigate all on her own, giving her

confidence she never had before.

“It’s wonderful as a parent to see
that Hannah can now navigate
independently and that daily tasks
aren’t a struggle anymore,” says Amy.
“It’s been an amazing experience,
and we feel so fortunate for this
entire process.”

Pictured right:
Hannah smiling with
her mom, Amy.




2020 Research Investments

This fiscal year, the Foundation
committed $6.5 million for 15 new
research projects for inherited retinal
diseases. These new grants include
development of CRISPR/Cas9
gene-editing treatments, new disease
models, and aretinal regeneration
therapy. The Foundation currently
funds a total of 84 research grants.
The projects were selected from

135 proposal submissions made

by investigators. Listed below are
some of the significant research
developments made by the
Foundation during the past

fiscal year.

Neural Regeneration through
Stimulation of Muller Glia
Tom Reh, PhD, University of
Washington

Tom Reh, PhD, is continuing his
innovative research in a treatment
that empowers the retina for
self-regeneration. While most
regenerative retinal therapies

involve transplantation of new

retinal cells derived from stem cells,
Dr. Reh’s approach would enable a
diseased retina to grow new
photoreceptors. The goal is to find

out whether we can stimulate
regeneration of new neurons in human
retina from the Muller glia using the
same factors that work in mice.

Homology-Independent

Genome Editing for Treatment

of Stargardt Disease

Ivana Trapani, PhD, Universita
degli Studi di Napoli “Federico II”
Naples, Italy

Gene therapy development for
Stargardt disease is challenging
because ABCA4, the mutated gene
causing Stargardt disease, is too
large for most viral delivery systems.
Dr. Trapani is evaluating a highly
efficient CRISPR/Cas9 gene-editing
technology — homology independent
targeted insertion (HITI) — to address
mutations in ABCA4. Her early
proof-of-concept studies are being

performed in a Stargardt disease mouse
model and a three-dimensional retinal
organoid in a dish.

ADAR-Based RNA Editing as a
Potential Therapy for Inherited
Retinal Degenerations

Dror Sharon, PhD, Hadassah-Hebrew
University Medical Center

Many emerging therapies target
mutations in our genes — our DNA.

Dr. Sharon is investigating a new tool
for editing RNA — the genetic messages
derived from DNA which are used by
our cells to produce proteins. Known

as “intrinsic adenosine deaminase
acting on RNA,” or ADAR, the
technology specifically addresses
G-to-A mutations. Dr. Sharon believes
that about 30 percent of the most
commonly reported IRD-causing
mutations can be targeted for ADAR
editing (mainly in relatively large genes
such as ABCA4 and USH2A). Hislab is
evaluating the technology in cells and
mouse models of retinal disease.




Prime Editing for Usher
Syndrome Type 2A

Bence Gyorgy, MD, PhD,
Institute of Molecular and
Clinical Ophthalmology Basel

Dr. Gyorgy is developing a gene
correction strategy known as prime
editing, a novel technology that is in
some ways similar to gene editing
with CRISPR/Cas9, but potentially
more precise and efficient. Instead
of cutting the double strands of DNA,
it nicks the DNA, which may be a
preferred approach to correcting
single-letter mutations. Dr. Gyorgy
is developing a prime editing
treatment to insert the missing G
nucleotide into retinal cells with the
relatively common USH2A mutation
del2299G. In order to facilitate
translation of this concept to the
clinic, he will evaluate the therapy

in human retinal explants, human-
engineered retinal organoids, and
humanized mouse models. If the
approach is successful, it may be
applied to other mutations and IRDs.

Creation of New Models of
Inherited Retinal Disease in Pigs
Maureen McCall, PhD,
University of Louisville

Though rodents are often used as
models for inherited retinal diseases
(IRDs), they are limited in
recapitulating human IRDs because
they have few cones, the retinal

cells that enable humans to perceive
details and colors, and see in lighted
settings. Pigs do have cones and are
easy to engineer to model IRDs in
humans. Dr. McCall is creating a
slow degeneration pig model of RP
(RHO-P23H) as well as a pig model
of Stargardt disease. The models will
be useful for evaluating emerging
therapies for clinical trials.

Generation and Characterization
of a Pig Model of Retinitis
Pigmentosa (EYS mutation)
Hemant Khanna, PhD, University
of Massachusetts Medical School

Mutations in the EYS gene are the
second most common cause of
autosomal recessive RP in humans.
However, the intact EYS gene is
absent and/or disrupted in many
animals, including mice and rats.
The gene is present in pigs, so

Dr. Khanna and his colleagues

are developing a pig model of
EYS-associated RP, which will be
useful in understanding the effects
of EYS mutations and testing
emerging EYS therapies.

Large Animal Model of Usher
Syndrome Type 1B

Martha Neuringer, PhD, Oregon
Health & Science University

One of the biggest challenges in
developing therapies for the vision
loss caused by Usher syndrome is
that the existing animal models
(namely rodents) for the condition
don’t have vision loss. Using
gene-editing techniques, Dr.
Neuringer and her colleagues are
developing a large animal model

of Usher syndrome type 1B, which
is caused by mutations in the gene
MYO'7A. She is characterizing the
resulting syndrome from birth
onward, including changes in the
retina and auditory system. She
will also perform an initial test of
the feasibility of using this model to
evaluate dual-vector gene therapy to
maintain retinal function and vision.
In a separate grant, the Foundation
is funding Shannon Boye, PhD,
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University of Florida, to develop a
dual-vector MYO7A gene therapy
for Usher 1B.

Developing a Large Animal
Model of Stargardt Disease
Botond Roska, MD, PhD,
Institute of Molecular and
Clinical Ophthalmology Basel

Stargardt disease affects the fovea,
the central part of the retina that is
responsible for high visual acuity.
However, rodents don’t have foveae,
so they don’t serve as good models
for Stargardt disease. Dr. Roska

is developing a Stargardt disease
model in marmosets, which do have
foveae. His model will have the
mutation ¢.5882 G>A (p.G1961E)

in ABCA4 — amutation that

affects 15-20 percent of humans
with Stargardt disease. The model
will contribute to understanding
the disease mechanisms and help
researchers to evaluate not only
small molecules but also precision

gene editing tools to restore affected
ABCAA4 protein function.

Penn Large Animal Translational
and Research Center

William Beltran, VMD, PhD,
School of Veterinary Medicine-
University of Pennsylvania

The PENN Large Animal Model
Translational and Research Center
plays a critical role in bridging
basic science and the testing of
new therapies in clinically relevant
canine models by supporting the
research conducted by inherited
retinal disease (IRD) investigators
affiliated with the facility and
Foundation Fighting Blindness-
sponsored scientists from other
institutions. This grant is focusing
on therapy development and
evaluation of canine models for a
number of IRDs and will include
studies to prepare for clinical
trials for Best disease and retinitis
pigmentosa (RP) gene therapies.

Advancement of Ellipsoid Zone
Intensity as a Surrogate Biomarker
for Photoreceptor Structure
Joseph Carroll, PhD, Medical
College of Wisconsin

Dr. Carroll and his team are using
optical coherence tomography

(OCT) to develop and improve validated
markers of retinal structure, including
the ellipsoid zone (EZ) band which
correlates with the population of
healthy photoreceptors in patients’
retinas. The investigators are studying
EZ band as a marker for photoreceptor
health. Validated markers developed

in the study will enable clinical
researchers to more effectively evaluate
emerging therapies in clinical trials

for anumber of conditions, including
retinitis pigmentosa, Stargardt disease,
achromatopsia, and choroideremia.

Assessing the Function of
Individual Cells in Patients
with Inherited Retinal Diseases
Robert Cooper, PhD,

Marquette University

Ophthalmoscopes are the devices that
eye doctors use to examine patients’
retinas during office visits. Dr. Cooper
is developing a highly sensitive
ophthalmoscope, which incorporates
adaptive optics, to visualize retinas at
the cellular level. Determining the rate
of disease progression often requires
years of clinical examination. Even
then, changes in disease presentation
are often subtle and difficult to reliably




assess. By developing a more sensitive
ophthalmoscope for measuring disease
progression, eye doctors can provide
patients with more timely and precise
assessments of their retinal health.

Scrutinizing Protein Complex Assembly
in Photoreceptor Connecting Cilia
Ronald Roepman, PhD, Radboud
University Medical Center
Photoreceptors, the long sensory cells
that make vision possible, are comprised
of two primary parts: the outer segment,
which senses light, and the inner
segment, which produces the proteins
that are shuttled into the outer segment
so that the photoreceptor processes light.
A small channel between the inner and
outer segment is called the connecting
cilium and is often a bottleneck for
protein assembly and trafficking in
retinal diseases such as Leber congenital
amaurosis, Usher syndrome, Bardet Biedl
syndrome, and retinitis pigmentosa. Dr.
Roepman will be creating a “retinain a
dish” to recreate/model the bottleneck
and investigate ways to overcome it to
save vision.

The Diana Davis Spencer Clinical Research Fellowship Award

program provides funding for medical doctors in clinical fellowships

examining orphan inherited retinal degenerations. The goal is to increase

the number of clinician-scientists with expertise and a commitment to

providing clinical care to patients with inherited retinal disease.

The 2020 Diana Davis Spencer Clinical Research Fellowship Awards include:

Ocular Perfusion in

Retinal Degeneration

Giacomo Calzetti, MD,

Institute of Molecular and

Clinical Ophthalmology Basel
Research to date has not determined
the contribution of retinal blood flow
to degeneration in retinal diseases.
Dr. Calzetti is developing new
imaging techniques and methods

to assess blood flow in USH2A

and ABCA4 patients to facilitate

a deeper understanding of the
pathophysiology of inherited

retinal diseases.

Characterization of Biomarkers
for Cystoid Macular Edemaiin
Retinitis Pigmentosa

Cristy Ku, MD, PhD, Oregon Health
& Science University

Current treatment options for
cystoid macular edema in retinitis
pigmentosa (RP-CME) are
limited. Dr. Ku is investigating

the mechanisms behind RP-CME
through analyzing biomarkers

of inflammation in the aqueous
humor and plasma in patients with
RP-CME. Dr. Ku’s research seeks to
improve the clinical management
of RP-CME by identifying novel
therapeutic targets.

Optimizing Gene Therapy for
Choroideremia: Redefining

Cellular Targets, Treatment Windows
and Outcome Measures

Erin O’Neil, MD, University of
Pennsylvania

Ongoing clinical trials to assess gene
therapy for choroideremia have
shown modest effectiveness. Dr.
O’Neil is exploring additional retinal
cell targets that may improve gene
therapy outcomes. Additionally, she
will study the early natural history
of choroideremia to identify the best
time to intervene with gene therapy
early in disease.
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. Growth ind
- ‘__f‘-,-fEnhancements
~ for Genetic
~ Testing Program
- and My Retina
- Tracker® Regis

The Foundation’s no-cost genetic
testing program and the My Retina
Tracker Registry for people with
inherited retinal diseases (IRDs)
continued to evolve and expand
impressively during fiscal year

2020. Since its launch in 2017, more
than 8,000 people with IRDs have
ordered no-cost genetic tests through
Blueprint Genetics, which screens
for mutations in inherited retinal
disease genes using a comprehensive
322-gene panel. Blueprint Genetics
is committed to patient privacy and
never shares personal data. No-cost
genetic counseling provided by
InformedDNA helps patients and
families understand what the testing
results mean and can guide them to
the research underway that is relevant
to their conditions.

Approximately 16,000 people are
now active participants in the
Registry, which connects patients
and researchers, including therapy
developers recruiting for clinical
trials. During this year, the Registry
was migrated over to a new robust
platform, which greatly improved
usability for patients and families,
including those who are blind or have
low vision.

“We are very pleased to be helping

people with an inherited retinal
disease receive a clearer diagnosis
guided by genetic testing and
supported by genetic counseling to
better understand what the results
mean. A diagnosis is also helping
people with IRDs get on the radar
screen of clinical investigators,” said
Brian Mansfield, PhD, executive
vice president of research and
interim chief scientific officer at the
Foundation. “With more than 31 gene
or mutation-specific clinical trials
underway for emerging therapies,
there are increasingly more
opportunities for people to
participate in the research.”

The Foundation greatly appreciates
the support of its partners for helping
drive the growth and success of
both the Registry and the genetic
testing program:

e Applied Genetic Technologies

Corporation

» Blueprint Genetics

* Eloxx Pharmaceuticals

o InformedDNA

¢ MeiraGTx/Janssen

* ProQR Therapeutics

* George Gund Foundation

» Sofia Sees Hope

29



Professional
Outreach:
Educating

Eye Care
Professionals

about Mission

and Patient
Resources

The Foundation’s professional
outreach team was established

in February 2019 to build and
cultivate relationships with eye
care professionals and others
who serve the blind and low
vision community. The team
educates professionals about
patient resources, the My Retina
Tracker Registry and Open Access
Genetic Testing Program, clinical
research, and emerging therapies,
as well as Foundation-hosted
educational meetings. Through
these relationships, the team

seeks to increase the number of

patients who are referred to the

Foundation for support, resources,

and hope. The team has built a

network of more than 700 facilities

and doctors for collaboration
and patient referrals. The team
maintains ongoing relationships
with: 35 key opinion leaders
(KOLs), 12 schools or colleges

of optometry, 15 large retina
practices (with 20+ doctors), 35
Foundation chapter-directed
professional outreach volunteers
(located in 28 markets within the
country), and 10 state/regional/
national organizations.

In May 2020, the professional
outreach team organized and
hosted the Foundation’s first-
ever continuing education
course (CME/COPE) for eye
care professionals including
ophthalmologists, retinal
specialists, and optometrists.
The presentation on inherited
retinal diseases, genetic testing,
and clinical trials was delivered
as alive webcast by Dr. Jacque
Duncan, University of California,
San Francisco, and chair of the
Foundation’s Scientific Advisory

Board. More than 200 eye care
professionals participated in the live
webcast. A recorded version of

the course is available on the
professional outreach section of

the Foundation’s website.

The professional outreach team also
hosted a genetic testing webinar

in June 2020 in collaboration with
Blueprint Genetics and Informed
DNA, attracting nearly 100 eye care
professionals. The 90-minute
workshop provided information on
ordering no-cost genetic testing and
counseling online through the Open
Access Genetic Testing Program.
Throughout 2020, the team hosted
more than 35 webinars and live
presentations to members of the eye
care community. These were tailored
for various audiences, including
KOLs, eye care organizations, patient
groups, schools/colleges of optometry,
Foundation chapter volunteers, low
vision specialists, and rehabilitation
professionals. The team also
participated in multiple conferences
hosted by organizations such as
Envision, VisionServe Alliance,

and The Optometric Retina Society.




Clinical-Trial
Pipeline

Inherited Retinal

Diseases and Dry AMD:

42 Trials (select)

Visit ClinicalTrials.gov

for more details and trial
contact information.

This document is

for informational purposes
only. Information is
subject to change, and its
accuracy cannot be
guaranteed.

GENE THERAPIES..........onnmnmnmmmssssssssssssananns .. PROGRESS
Achromatopsia (CNGB3) = AGTC ...uurrnvvessssssmsssssnennns Phase 1/2
Achromatopsia (CNGB3) = MeiraGT ... Phase 1/2
Achromatopsia (CNGAS3) = AGTC...cernrvessssssssssssnnnnns Phase 1/2
Achromatopsia (CNGA3) - STZ EyeTrial .. Phase 1/2
AMD (Dry) = GYFOSCOPE wuvnnersrsssssssssssssssssssssssssssssssssssssssss Phase 1/2
Choroideremia (REP1) = ADMT.....oovvvvvvvvvsssssssssssssssssssssensens Phase 1/2
Choroideremia (REPT) = BiOZEN ....cccvvmmmrnsssssssssssnssssssnnnes Phase 3
Choroideremia (REP1) = SPark ........uvisssssssssssssssssseseens Phase 1/2
Choroideremia (REP1) = Tubingen HOSP.........vvmmnsnnnnnee Phase 2
LCA (GUCY2D) — AtSENA.uuuuuisrisssssssssssssssssssssssssssssssssssssssss Phase 1/2
LCA and RP (RPEB5) — MeiraGTX......mrmsssssssssssssnnnns Phase 1/2
LCA and RP (RPEG5) - Spark FDA Approved
RP (PDEBB) = HOrama......cccemmmnsssssssssssssssssssssssssssssssnnnns Phase 1/2
RP, Usher, others (optogenetic) — Allergan ... Phase 1/2
RP, Usher, others (optogenetic) — Bionic Sight.....cce.... Phase1/2
RP, Usher, others (optogenetic) — GenSight.................. Phase 1/2
RP (RLBPT) = NOVAItS ...ocouumvrnssssssssssssssssssssssssssssssssssnnns Phase 1/2
RP (PDEBA) = STZ EYETHAl coovvvessssssssssssssssesnessssssssssssssssssns Phase 1/2
Retinoschisis (RS1) = NEl..ciissssssssssssssssssnnnnns Phase 1/2
X-linked RP (RPGR) = AGTC .........ccummmmmmmmmmmmmmsmmmnsssssssssen Phase 1/2
X-linked RP (RPGR) = MeiraGTX .veummsssssssssssssssnssennns Phase 1/2
X-linked RP (RPGR) = BIOZEN .......coummmmmmmmmmmmmmmmmssssssssssssnns Phase 2/3
CELL-BASED THERAPIES............coevnvvnrnrnns .. PROGRESS
AMD-dry (RPE) — AStellas...........mmmmmmnssssssssssssnnssssnnns Phase 1/2
AMD-dry (RPE) = Cell CUTE...ovvceeerrrrrssssssssssssssssssssssssenns Phase 1/2
AMD-dry (RPE from iPSC) = NELvoeoossssssssns Phase 1/2
AMD-dry (RPE on scaffold) - Regen Patch ..., Phase 1/2
RP, Usher (retinal progenitors) = jCyte. Phase 2b
RP, Usher (retinal progenitors) — ReNeuron ... Phase 2
Stargardt (RPE) — AStellas ...........vmmmmmnsssssssssssssnnenns Phase 1/2
MOLECULES, PROTEINS, AONS.........cccccenu. .. PROGRESS
AMD-dry (C3 inhibitor) = APelliS ccceesssrssssesssssssssssnns Phase 3
AMD-dry (CB inhibitor) = [0NiS ... Phase 2
AMD-dry (C5 inhibitor) = IVEriC Di0.ssesssssssssssnns Phase 2
LCA (CEP290, AON) = PrOQR..useseeseesensssssssssssssssns Phase 2/3
LCA (CEP290, CRISPR) — Editas........cccoummmmmmssssssssssrnns Phase 1/2
RP (RHO, AON) = PrOQR.....cussssssssssssssesssssssssssssssssssssssnss Phase 1/2
Stargardt disease (emixustat) — Acucela......urnnn Phase 3
Stargardt disease (deuterated vit A) — AlkeuS....oouun.... Phase 2
Stargardt disease (C5 inhibitor) — Iveric bio ... Phase 2
Stargardt disease (anti-RBP4) — Belite Bi0.....ummmmmmmmunns Phase 1
Stargardt disease (anti-RBP4) - Stargazer......ounn. Phase 2
Usher syndrome (NACA-anti-oxidant) — Nacuity......... Phase 1/2

Usher syndrome 2A (AON) = ProQR.....ccourrrrvvcssssssnnnnnns Phase 1/2

Scientific Advisory Board

Year in Review

July 2019 - June 2020 (Fiscal Year 2020)
In FY2020, new research awards from

applications reviewed:

o0 135

Applications Letters of intent (LOI)
reviewed across all reviewed across all
funding opportunities funding opportunities

Clinical Innovation Award
(Reviewed within the Individual Investigator
Research competition)

Q Diana Davis Spencer Clinical Research
Fellowship Award (5 Apps)

Individual Investigator Research Award
(99 LOI/31 Apps)

Free Family Initiative in AMD
(27 LOIs/ 4 Apps)

Non-rodent Large Animal Resource Award
(9 LOIs/8 Apps)

Translational Research Acceleration Award
(1App)

Facility Award
(1App)

Q Ted and Elaine Welp Enhanced Career
Development Program

$6,500,000

9 3

Science sessions Study
during Virtual Sections
VISIONS 2020

2 Clinical Innovation Awards
-4 ($600,000)

3 Diana Davis Spencer Clinical
Research Fellowship Awards
4 ($195,000)

6 Individual Investigator
& Research Awards ($1,900,000)

1 Program Project Award,
New Bolton Canine Facility
($2,300,000)

w 3 Resource Awards (non-rodent
& large animal) ($1,500,000)

1 Clinical Consortium Natural
History Study (PRO-EYS)

1 Workshop (LCA)

1 CME Course

*The awards included in this report are those awarded and initiated between July 1, 2019 and
June 30, 2020. This aligns with the Foundation’s fiscal year. 33
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A Message from Our Treasurer

On behalf of the Foundation Fighting Blindness staff and leadership, I want
to thank you for your support. As the leading nonprofit funder of inherited
retinal disease research, fiscal responsibility is at the core of everything

we do. Donors, supporters, and partners of the Foundation trust us to make
the right investments to find preventions, treatments and cures. We are
thoughtful and deliberate about how we put those funds to work—and we

know none of it would be possible without you.

I am pleased to present the statement of activities and financial position for
the fiscal year ending June 30, 2020. Revenue and support came in just shy of
$35 million. For FY 2020, we deployed $21 million towards research, spent
$1.73 million on public health and education, and incurred fundraising and

management expenses of $9.2 million.

As of June 30, 2020, we had Net Assets of approximately $156 million, which
included $144 million that is committed to scientific research through

donor restricted funding for grants, endowments, board restrictions, and the
Retinal Degeneration Fund (RD Fund).

Reviewing the 2020 fiscal year, you have to consider the impact of the
COVID-19 pandemic. There is no doubt we have seen a negative impact on
our fundraising. With cost-cutting and additional philanthropic investment,

we still managed to increase our net assets by approximately $3.9 million

over the previous fiscal year.

In summary, I am happy to report that the Foundation’s ability to fund vision-
saving research is as strong as ever. This financial position of strength is a

tribute to the passion of our donors and the importance of the mission.

On a personal note, I am stepping down in my role as treasurer after ten years,
and I’'m leaving the position in the capable hands of Jason Morris. My history
with the organization and the mission goes back much longer than my 10-year
tenure as treasurer. My daughter, Elizabeth, was diagnosed with LLCA at age

5. Today she’s 36. She graduated law school at the top of her class and is a
mom to a 7-year-old and a 10-year-old. She’s lost most of her vision now, but

remains as strong and positive as ever. I am beyond proud of her.

I am also beyond proud of the life-changing progress we have made as a
Foundation. Your investments have helped fill the Pipeline to Vision. There
are so many more treatments and cures waiting to be discovered. Together
we are stronger, and we can achieve our goal of making blinding degenerative

retinal diseases a thing of the past.

With my sincere gratitude to you for trusting us with your resources,

Haynes P. Lea, Treasurer
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Statement of Activities

June 30,2020 June 30,2019
Revenue and Support

Contributions $24,979,000 $37,179,000
Special events, net of direct S$5,234,000 $7,035,000
Bequests $1,222,000 $5,185,000
Other revenue $3,304,000 $5,527,000
Total revenue $34,739,000 $54,926,000
Expenses

Research $20,909,000 $21,947,000
Public Health Education $1,730,000 $1,689,000
Management $1,959,000 $2,079,000
Fundraising $7,235,000 $7,080,000
Total Expenses $31,833,000 $32,795,000

Total change in net assets $2,906,000 $22,131,000

Year Ahead: Target Spending Allocations

Research, Including

Grants and Investments
FuNdraiSing ......cceveneenessesnesinns
Public Health Education
Administration ...

Statement of Financial Position

June 30,2020

June 30, 2019

Assets

Cash and investments $131,577,000 $132,958,000
Pledges receivable, net $28,415,000  $26,255,000
Other assets $2,096,000 $1,787,000
Trusts and other funds $7,293,000 $7,450,000
Fixed assets, net $1,154,000 $1,329,000
Total Assets $170,535,000 $169,779,000
Liabilities

Accounts payable

and accrued liabilities $2,305,000 $1,589,000
Research grants payable $11,655,000 $13,981,000
Deferred revenues $17,000 $316,000
Liabilities under trusts

and other funds $688,000 $929,000
Total Liabilities $14,665,000 $16,815,000
Net Assets $155,870,000 $152,964,000
Total liabilities and net assets  $170,535,000 $169,779,000
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National
Chapters

NORTHEAST REGION

Boston, MA
Martha Steele
President

Long Island, NY
Nick & Karen
Montagnese
Co-Presidents

New York City, NY
Carl Gruber
President

Philadelphia, PA
Michael Valenti
President

Princeton, NJ
*Llura Gund
President

Westchester, NY/
Fairfield, CT

Western New York
Sarah Malburg
President

*Llura Gund passed
away on Sunday,
March 15 at her home
in Princeton, NJ

The Foundation Fighting Blindness maintains a network of
chapters across the country. The chapter network has three
areas of focus; resources, education and revenue. They hold
seminars and meetings that provide information on research,
low vision resources, and other helpful industry topics and
raising revenue to fund our cutting-edge research.

SOUTHERN REGION

Atlanta, GA

Baltimore, MD
Mindy Caplan
President

Charlotte, NC
Trent Scovell
President

Greensboro (Triad), NC
Tom Serrin
President

Jacksonville, FL
Adriann Keve
President

Montgomery
County, MD
Eric Fulton
President

Nashville
(Middle TN), TN
Susan Freeze
President

Northern Virginia
Davida Luehrs
President

Orlando, FL
Daniel Day
President

Raleigh-Durham, NC
Kristy Lee
President

South Carolina
Katie Hopkins
President

Virginia Beach, VA
Debra Laughlin
President

MIDWEST REGION

Chicago, IL
Tom Weber
President

Cincinnati, OH/N.
Kentucky

Tim Smith
President

Cleveland, OH
Daniel & Susan Greggs
Co-Presidents

Columbus, OH
Kevin & Jen Walker
Co-Presidents

Eastern Michigan
Kathy Marcarth
President

Ft. Wayne, IN
Rick Dahlstrom
President

Indianapolis, IN

Kansas City, MO
Terry Super
President

Milwaukee, WI
Bonita Jordan
President

Minneapolis, MN
Julie Anderson
President

Pittsburgh, PA
Cara Delestienne
President

St. Louis, MO
Jason Morris
President

WESTERN REGION

Arizona
Fai Mo
President

San Francisco (Bay
Area), CA

Jeffrey Libby
President

Dallas-Fort Worth, TX
Neva Fairchild
President

Denver, CO
Lindsey Blankenship
President

Houston, TX
Carley Colton
President

Los Angeles, CA
Jessie Wolinsky
President

Orange County, CA
Randy Wechter
President

San Antonio-Austin, TX
Todd & Meredith Dunn
Co-Presidents

San Diego, CA
Trish Murnighan
President

Seattle, WA
Mike Hoag
President

National
Trustees

David Alexander
Peter Alexander
Terry Pink Alexander
Pamela Allen
Julie Anderson
Gregory Austin
Edward Babin

Hal Barron, MD
Daniel Bergstein
Jordan Bergstein
Beverly Berman
Thomas Bernardin
Joseph Bier

Jay Blackman
LuAnn Blackman
Aryeh Bourkoff
Denice Brown
Steven Browne
Melissa Campbell

Patricia Campbell-
Stichweh

Mindy Caplan

William Chatlos
Board of Directors
Emeritus

Robert Cleveland
Alice Cohen, MD
Christopher Coleman
Joan Crowley

Peter Crowley
Thomas Curley

Glen Davidson
Elizabeth Davis
Daniel Day

Eugene de Juan, MD
John Derderian
David Detrisac, MD

The Foundation’s National Trustees are
leadership-level volunteers who support the

Foundation’s fundraising, organizational

development, and volunteer recruitment efforts.

Steven Dezii
Betty Dominick
Jay Dominick
Christina Fasser
Jennifer Ferreira

Harriet Finkelstein
Board of Directors
Emerita

Robert Finzi
William Fischer

Edward Gollob
Board of Directors
President Emeritus

Jane Gomez
Ramon Gomez
Bruce Grieve
Grant Gund

Lara Gund
Zachary Gund
Lawrence Halperin, MD
Steve Hamby
Laura Hughes
Robert Hughes
William James Jr.
Court Jenner
Tracy Johns, EdD
Joseph Kahl
Judy Kahl

Alan Kahn

Anne Katcher
Gary Katcher
Mitch Katcher
Jody Kelly

Gil Kliman, MD
Ann Korologos
Louis Kreisherg
Sherri Kroonenberg

J. Gilmour Lake
Elizabeth Lea
Abigail LeBlanc
Linda Lechner
Nathan Light
William Link, PhD
Michael Linn
Michael Lowenbaum
Davida Luehrs

April Lufriu

Karen Luna
Stephen Mack
Kamal Majeed, PhD
Bryan Manning
Ronald Massman
James Mattox
Reston Mattox
William McCaughey
James McNiel
Wren McNiel

Debi Mittman

Karen Montagnese
Nicholas Montagnese
Jill Morris

Leslie Morris
Robert Morris

Sean Moynihan
John Mozeliak

Jack Myers

Jack Nudel, MD
Patrick O’Callaghan Sr.
Igor Olenicoff

Basil Petrou

Dale Pollak

Nancy Pollak

Justin Porcano

Louis Posen
Noah Rabinsky
Walter Raineri
Mitch Reiter
Ken Rietz

Holly Rush

John Saclarides
Betsy Sawyer
Bruce Sawyer
Ira Schulman
Scott Selby

M. Rose Shane
Deborah Shaw
Jeremiah Shaw
Moira Shea
Stuart Slotnick
Iris Spiegel
Reuven Spiegel
Alan Spiro
Joshua Steinberg
Barbara Stone
Jill Stone

Joel Stone
Michael Stone
Teri Ardleigh Swift
Donna Burke Tehaan
Frank Trainor
Meredith Tyree
Mark Valenziano
Michelle Veloce
Lamar Villere
David Walsh
Peter Whinfrey
William Woodall
Stephen Wynn
Eric Zankman
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S Cj_e ]_’]_tj_ﬁC The Foundation Fighting Blindness Scientific Advisory

. Board is comprised of the world’s leading retinal
A'dV]'Sory experts who provide insight on research and clinical
B O ard advancements and review research grant applications.

Chair

Jacque Duncan, MD

Professor of Clinical Ophthalmology
Beckman Vision Center

University of California, San Francisco

Vice Chairs

Stephen P. Daiger, PhD

TS Matney Professor, Environmental

and Genetic Sciences

Human Genetics Center

University of Texas Health Science Center

Frederick Ferris, Ill, MD
Ophthalmic Research Consultants, LLC

John Flannery, PhD

Associate Director, Helen Wills
Neuroscience Institute
University of California, Berkeley

Eric A. Pierce, MD, PhD

William F. Chatlos Professor, Ophthalmology
Massachusetts Eye and Ear Infirmary
Harvard Medical School

José A. Sahel, MD

Professor and Chairman, Ophthalmology
University of Pittsburgh School of Medicine
Professor, Ophthalmology at

Sorbonne Université, Paris

Richard G. Weleber, MD

Professor, Ophthalmology, Department of
Molecular and Medical Genetics

Oregon Health and Science University

Marco Zarhin, MD, PhD

Professor and Chair, Institute of Ophthalmology
and Visual Science

Rutgers New Jersey Medical School

Members

Gustavo Aguirre, VMD, PhD

Professor, Medical Genetics and Ophthalmology
School of Veterinary Medicine

University of Pennsylvania

Bela Anand-Apte, MBBS, PhD
Professor, Department of Ophthalmic Research
Cole Eye Institute, Cleveland Clinic Foundation

John D. Ash, PhD
Associate Professor, Ophthalmology
University of Florida College of Medicine

Isabelle Audo, MD, PhD

Group Leader, Department of Genetics,

Institut de la Vision Consultant, Reference Centre
for Rare Diseases at CHNO, Quinze-Vingts

Radha Ayyagari, PhD

Associate Professor, Ophthalmology
Shiley Eye Center

University of California, San Diego

William A. Beltran, DVM, PhD
Associate Professor, Ophthalmology
School of Veterinary Medicine
University of Pennsylvania

Paul S. Bernstein, MD, PhD
Professor, Ophthalmology and Visual Sciences
Moran Eye Center, University of Utah

David G. Birch, PhD

Director, Rose-Silverthorne Retinal
Degenerations Laboratory

Retina Foundation of the Southwest

Jeffrey Boatright, PhD
Professor, Ophthalmology
Emory University School of Medicine

Catherine Bowes Rickman, PhD
Associate Professor,
Departmentof Ophthalmology
Duke University Medical Center

Shannon Boye, PhD
Associate Professor,
Department of Ophthalmology
University of Florida

Kari Branham, MS, CGC

Assistant Research Scientist

Genetic Counselor,

Inherited Retinal Dystrophy Clinic

Kellogg Eye Center, University of Michigan

Jennifer Chao, MD, PhD
Associate Professor,
Department of Ophthalmology
University of Washington

Rob Collin, PhD

Associate Professor,

Department of Human Genetics
Radboud University Medical Centre

Jason |. Comander, MD, PhD
Associate Director,

Inherited Retinal Disorders Service
Massachusetts Eye and Ear
Assistant Professor, Ophthalmology
Harvard Medical School

Frans P.M. Cremers, PhD
Professor, Department of Human Genetics
Radboud University Nijmegen Medical Centre

Elfride De Baere, MD, PhD

Head of Laboratory,

Senior Clinical Investigator, Professor

Center for Medical Genetics, Ghent University

Eugene de Juan, Jr., MD

Jean Kelly Stock Distinguished Professor
Beckman Vision Center

University of California, San Francisco

Lucian V. Del Priore, MD, PhD

Robert R. Young Professor and Chair,

Department of Ophthalmology and Visual Science
Yale University School of Medicine

Chief of Ophthalmology

Yale New Haven Hospital

Debora Farber, PhD

Professor, Ophthalmology

Jules Stein Eye Institute

University of California, Los Angeles

G. Jane Farrar, PhD
Professor, Genetics

Smurfit Institute of Genetics
Trinity College Dublin

Steven J. Fliesler, PhD

Professor, Vice-Chair and Director of Research,
Department of Ophthalmology

University at Buffalo

David M. Gamm, MD, PhD
Associate Professor,
Ophthalmology and Visual Sciences
University of Wisconsin-Madison

Elise Héon, MD

Mira Godard Chair in Vision Research

The Hospital for Sick Children

Professor, Ophthalmology and Vision Science
University of Toronto

Leslie G. Hyman, PhD
Professor, Department of Preventive Medicine
Stony Brook University Medical Center

Alessandro lannaccone, MD, MS
Professor, Ophthalmology

Duke University Medical Center
Duke Eye Center

Samuel G. Jacobson, MD, PhD
Director, Center for Hereditary Retinal
Degenerations and Retinal Function
Scheie Eye Institute,

University of Pennsylvania

Thiran Jayasundera, MD, MS, FACS,

FRCSC, FRANZCO

Associate Professor,

Ophthalmology and Visual Sciences

Michigan Medicine Ophthalmology Retina Clinic
W. K. Kellogg Eye Center

Alfred Lewin, PhD

Professor, Department of Molecular
Genetics and Microbiology
University of Florida
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Tiansen Li, PhD

Senior Investigator, Neurobiology,
Neurodegeneration and Repair Laboratory
National Eye Institute,

National Institutes of Health

Maureen Maguire, PhD
Professor, Department of Ophthalmology
University of Pennsylvania

Goldis Malek, PhD
Associate Professor, Ophthalmology
Duke University School of Medicine

Roderick R. Mclnnes, MD, PhD
Director, Lady Davis Research Institute
Jewish General Hospital

Jeremy Nathans, MD, PhD

Professor, Molecular Biology

and Genetics

Johns Hopkins University School of Medicine

Maureen Neitz, PhD
Professor, Department of Ophthalmology
University of Washington

Gary D. Novack, PhD

President, Pharmalogic Development, Inc.
Professor, Pharmacology and Ophthalmology
University of California, Davis

Mark Pennesi, MD, PhD

Associate Professor

Chief, Ophthalmic Genetics Division
Casey Eye Institute,

Oregon Health & Science University

Simon Petersen-Jones, DVM, PhD, DECVO
Professor, Department of

Small Animal Clinical Sciences

Michigan State University

College of Veterinary Medicine

Thomas Reh, PhD

Director, Neurobiology and Behavior
Department of Biological Structure
University of Washington School of Medicine

Barbel M. Rohrer, PhD
Professor, Ophthalmology and Neurosciences
Medical University of South Carolina

Hendrik Scholl, MD, MA
Professor and Chairman,
Department of Ophthalmology
University of Basel

Johanna M. Seddon, MD, ScM
Director, Ophthalmic Epidemiology
and Genetics Service

New England Eye Center

Tufts University School of Medicine

Janet Sparrow, PhD

Professor, Ophthalmic Science Department of
Pathology and Cell Biology

Columbia University

Janet Sunness, MD

Medical Director,

Hoover Low Vision Rehabilitation Services
Greater Baltimore Medical Center

Debra Thompson, PhD
Professor, Ophthalmology and Visual Sciences
Kellogg Eye Center, University of Michigan

Douglas Vollrath, MD, PhD
Associate Professor, Genetics
Stanford University School of Medicine

David S. Williams, PhD

Laboratory Director, Professor
Director, Jules Stein Eye Institute
University of California, Los Angeles

Michael J. Young, PhD

Associate Professor, Ophthalmology
Harvard Medical School

Schepens Eye Research Institute

Donald Zack, MD, PhD

Professor, Genetic Engineering and Molecular
Ophthalmology

Wilmer Eye Institute, Johns Hopkins University
School of Medicine

Emeritus
Robert E. Anderson, MD, PhD
Jean Bennett, MD, PhD

Eliot L. Berson, MD
Deceased: 5/9/37 - 3/19/17

Dean Bok, PhD

John E. Dowling, PhD
Gerald A. Fishman, MD
Morton F. Goldberg, MD
Gregory S. Hageman, PhD
William W. Hauswirth, PhD
Joe G. Hollyfield, PhD
William J. Kimberling, PhD
Alan M., Laties, MD
Matthew M. LaVail, PhD
Vincent H. L. Lee, PhD
Edwin Stone, MD, PhD
Russell N. Van Gelder, MD, PhD
Andreas Wenzel, PhD

Strategj_c The Foundation’s Strategic Council is a group of young
professionals with an affinity to the Fighting Blindness mission

CounC]-]- and represent the next generation of Foundation leaders.

Dustin Buck Abigail LeBlanc
Jonathan Chester Drew O’Brien
Christine Exley Steven Ringel
Mohamid Fariz Joshua Steinberg
Tyler Kirk
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Bradford Manning
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Edward Russnow
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Jonathan Steinberg, MD
Vice Chair, Research

Maryrose Sylvester
Vice Chair, At Large

Warren Thaler
Vice Chair, Board
Communication
and Development

Jason Morris
Treasurer

Haynes Lea, Secretary

DIRECTORS

Steven Alper

Scott Burt

William Carty
Yvonne Chester

Joel Davis

Darren DeVoue
Jason Ferreira
Jeffrey Freed
Adrienne Graves, PhD

Gordon Gund
Co-Founder, Director,
Chairman Emeritus

Robert Heidenberg
Janice Lehrer-Stein
Laura Manfre

Evan Mittman
David Nixon

Karen Petrou
Martha Steele

Executive &
Management

Benjamin Yerxa, PhD
Chief Executive Officer

Jason Menzo
Chief Operating Officer

Patricia Dudley
Chief Human Resources Officer

Brian Mansfield, PhD
Executive Vice President,
Research/Interim Chief
Scientific Officer

Rusty Kelley, PhD, MBA
Senior Vice President,
Investments and Alliances

Chris Adams
Vice President, Marketing
and Communications

Jeff Collins
Vice President, Database
Systems and Technology

Nancy Davenport, CPA
Vice President, Finance

Michele DiVincenzo
Vice President, Events

Todd Durham, PhD

Vice President, Clinical and
Outcomes Research/
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Amy Laster, PhD
Vice President, Science
and Awards Programs

Judy Taylor
Vice President, Development
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What if we could build on the work of the Foundation

Fighting Blindness and receive a return on our
investments by achieving our mission, to accelerate the
science saving vision, and a financial return at the same
time? Thanks to generous investors and the Retinal
Degeneration Fund, there are no more 2y
“what’s next?” o

When I explain the work of the
Foundation Fighting Blindness

and its mission of ending inherited
retinal diseases that cause blindness,
it’s hard not to gleam with pride. But
when you layer on top of that the
venture arm of the Foundation, the
Retinal Degeneration Fund, and its
success in just two short years—it’s a
story of monumental significance.

The Retinal Degeneration Fund
was created in 2018—thanks to
donors who contributed to the
Gordon and Llura Gund Family
Challenge—to help accelerate
life-changing outcomes for people
with retinal degenerations through
direct, mission-related investments
in therapeutic companies. It

is a first-of-its-kind fund that
transforms dollars into investments
in cutting-edge-companies that

are all focused on one mission—
accelerating the science of saving
vision.

The RD Fund has an independent
board of directors comprised

of investors, executives, and
clinicians. The RD Fund leverages
the full weight of the Foundation’s
knowledge and resources, including

the Scientific Advisory Board,

the Clinical Consortium, and the
My Retina Tracker Registry, along
with an experienced and skilled
management team.

As adonor, you are a part of

the Foundation family—and by
extension—the RD Fund. Allow me
to share three RD Fund highlights:

1) The RD Fund helps the
Foundation keep pace with
research made possible by you.
Because of the research funded by
you through the Foundation, we
can truly say that we’re winning—
beating each inherited retinal
disease is now only a matter of time
and money. In fact, science has
made such great advances that it
sometimes appears to outpace our
ability to fund it. That’s why

we created the RD Fund. Based on
amodel known as “venture
philanthropy,” this not-for-profit
venture arm of the Foundation
started with $72 million under
management and, in just two short
years, has experienced measured
performance and advancements in
the research.
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2) The RD Fund is an innovative
pioneer and an impactful partner.
The RD Fund is a 501(c)(3) not-for-
profit subsidiary of the Foundation
Fighting Blindness that invests in
cutting-edge companies focused on
IRDs. These investments further the
research and generate even more
funds that are poured right back
into furthering our mission. The RD
Fund has also successfully attracted
capital from other venture investors
with an average of five times outside
capital funding portfolio companies
to date. In addition to providing
funding, the RD Fund provides
invaluable ongoing technical and
strategic support and guidance to
the Foundation.

3) The RD Fund is hyper-
accelerating the fight against
blinding retinal diseases.

We focus on therapeutic

companies with late pre-clinical

to clinical-stage programs. The
initial allocation is typically $2-5
million per initial investment. As of
June 30, 2020, we had invested in
eight promising companies led by

exceptional CEOs—all with returns
going back to the Foundation to

further support its mission. And
perhaps most importantly, these
companies take the early-stage
research breakthroughs from the lab
to the clinic at a pace that could not
be accomplished with traditional
philanthropy.

What follows is a snapshot of the
RD Fund, its companies, and its
highlights. The bottom line is this—
the Foundation Fighting Blindness
has helped to prove that these
diseases can be defeated. And with
the support of innovative resources
like the RD Fund, we’re making your
dollar go further than ever before.

Together—with you, our team, and
with investors at the RD Fund—we’re
winning.

Sincerely,
Warren Thaler, MBA
Chairman, RD Fund

Pictured right:
Warren Thaler, MBA
Chairman, RD Fund

.




In its first two years, the RD Fund has invested in
promising companies, including:

% NACUITY

... (Y
..‘ PHARMACEUTICALS,INC

< NAYAU

ProQR’) THERAPEUTICS

SparingVision - developing a novel gene
therapy approach for the treatment of
IRDs such as retinitis pigmentosa.
Stephane Boissel, MBA, CEO

Nacuity - developing an anti-oxidant
treatment for retinitis pigmentosa and
other related indications including
Usher syndrome.

Halden Conner, CEO

Nayan - developing variant-agnostic
therapies to treat IRDs such as forms of
retinitis pigmentosa.

Milind Deshpande, PhD, CEO

ProQR - developing RNA therapies to
treat IRDs including Leber congenital

amaurosis and Usher syndrome.
Daniel de Boer, MBA, CEO

’3‘, ATSENA

THERAPEUTICS

S

STARGAZER

PHARMACEUTICALS

Checke

vedere-

o

Atsena - developing gene therapy products

including a clinically staged candidate
for one of the most common causes of
blindness in children.

Pat Ritschel, MBA, CEO

Vedere - developing gene therapy products
to restore functional vision to patients
who have suffered vision loss from IRDs.
Cyrus Mozayeni, MD, MBA, CEO

Stargazer — an ophthalmic biotech
company focused on the development
of anovel treatment option for
Stargardt disease.

Gary Sternberg, MD, MBA, CEO

CheckedUp - specialty healthcare
technology platform designed to engage
patients, caregivers, and physicians in the

waiting room, exam room, and at home.
Richard Awdeh, MD, CEO
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The RD Fund Investment Financial Summary:

$71,969,137
Funds Committed tO Date: ..o oot eeeeeeeeeeeeeeeeeeeenes $31,400,000
Reserves for Investments Made to Date:.....ooeeeeeeeeeeeeeeeeeeeennn $22,000,000

$18,569,137

The RD Fund Leadership

Board of Directors

Warren Thaler, MBA, Chairman, RD Fund

David Brint, Chairman, Foundation Fighting Blindness
Eugene de Juan, MD

Jacque Duncan, MD

Adrienne Graves, PhD

Kelly Lisbakken

Jason Morris

Jonathan Steinberg, MD

Management Team

Benjamin Yerxa, PhD, Chief Executive Officer
Rusty Kelley, PhD, MBA, Senior Vice President, Investments and Alliances
Jason Menzo, Chief Operating Officer
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