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Our Mission 
The urgent mission of the Foundation Fighting Blindness  

is to drive the research that will provide preventions, treatments  
and cures for people affected by retinitis pigmentosa,  

age-related macular degeneration, Usher syndrome and the  
entire spectrum of retinal degenerative diseases.  

 

 
Today, Foundation Fighting Blindness is the world’s leading private 

funder of retinal disease research.  

 
2 | Foundation Overview 

Foundat ion F ight ing Bl indness 



Our Beginnings 

3 | Foundation Overview 

Foundat ion F ight ing Bl indness 

Gordon & Llura Gund 

Eliot Berson, MD 
Founded 1974 

Berman-Gund 
Laboratory for the  
Study of Retinal 
Degenerations 

Founded 1968 

Paul Sieving, MD, 
PhD Mark Humayun and 

Eugene de Juan, Jr. 

Ben & Beverly Berman 

Established	in	1971		
Li1le	was	known	about	re7nal	degenera7ve	diseases		
Very	li1le	research	was	being	done	
No	clinical	trials	for	poten7al	treatments	



Advances in Genetic Sequencing 
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Mardis,	Nature	2011	

•  Human	genome	project	
•  Started	in	1990	with	a	$3B	budget	to	

complete	a	draK	sequence	in	15	years	
•  In	2000	a	rough	draK	was	completed	and	

in	2003	a	more	complete	draK	published	
•  Adjusted	for	infla7on,	it	was	a	$5B	project	

•  Riding	the	wave	of	sequencing	technology	
advances	

•  2005	Solexa/Illumina	automated	
sequencer	

•  Today,	an	individual	can	have	a	full	gene7c	
sequence	completed	in	a	few	weeks	for	a	
couple	thousand	dollars	

•  These	advances	have	had	a	tremendous	
impact	on	the	IRD	field	



Understanding the Genetic Basis of Diseases 
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Rhodopsin 
Identified as 

genetic cause 
of RP 

First human 
IRD gene 
therapy 

Rpe65 
Gene Therapy 

Approved 

Rhodopsin 
gene 

isolated 

We can identify the gene in ~65% of retinal disease. 

Source: RetNet, the Retinal Information Network, a service of the Laboratory for the Molecular 
Diagnosis of Inherited Eye Diseases  



Epidemiology of Inherited Retinal Degenerations (IRDs) 

IRDs as a category represent more 
than 200,000 patients in the U.S. 
alone; each condition meets the 
definition of orphan disease. 
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Non-Syndromic  
Retinitis Pigmentosa (RP) 
~ 33% 

Syndromic RP 
~ 17% 

All Other IRDs  
Excluding RP  

~ 50% 

adRP  
10% 

arRP 
7% 

xlRP 
4% 

Isolated 
RP 

10% 

LCA 
2% 

Usher 
5% 

BBS 
3% Misc.  

RP 
4% 

Unknown 
RP 
6% 

CSNB 
2% 

STGD 
25% 

adMD  
4% 

xlRS 2% 

CHM 2% 

ACHM 2% 

Other  
[PERCENTAGE] 

IRD Prevalence 
US  ~ 200,000 
EU/US  ~ 670,000 

World  ~ 4.5M 

Source: RetNet, the Retinal Information Network, a service of the Laboratory for the Molecular 
Diagnosis of Inherited Eye Diseases  

270+ 
Retinal Disease-

Causing Genes/Loci 
Identified 



5-Year Strategy to Further Advance Research 
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§  Career development awards 

§  Individual investigator awards 

§  Program project awards 

§  Translational research funding 
awards 

§  Co-funding opportunities and 
venture philanthropy 

§  My Retina Tracker and  
genetic testing 

§  Natural history Studies 

§  Develop new tools  
and endpoints 

Awards  
Programs 

My Retina Tracker and 
Clinical Consortium 

Awareness, Expertise 
and Education 

§  Landscapes, gap analysis and 
utilization of SAB expertise 

§  Scientific meetings and 
symposia of relevant research 

§  Public health education/
constituent support/policy 
advocacy 



Funding Paradigm 
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1	 Michigan	(Kellogg	Eye	Center)	
2	 OHSU	(Casey	Eye	Ins7tute)	
3	 Cincinna7	Eye	Ins7tute	
4	 Columbia	University	
5	 Baylor	(Alkek	Eye	Center)	
6	 Emory	Eye	Center	
7	 Belgium	(Ghent	University)	
8	 Harvard	Univ.	(Mass.	Eye	and	Ear	Infirmary)	
9	 Medical	College	of	Wisconsin	
10	 Moorfields	Eye	Hospital	
11	 Na7onal	Eye	Ins7tute	
12	 Paris	(Ins7tut	de	la	Vision)	
13	 Radboud	University	Medical	Center	
14	 Re7na	Founda7on	of	the	Southwest	
15	 Rutgers	University	
16	 Univ.	of	Penn	(Scheie	Eye	Ins7tute)	

17	 University	of	California	San	Francisco	
18	 Toronto	(Hospital	for	Sick	Children)	
19	 Germany	(University	of	Tubingen)	
20	 Utah	(John	Moran	Eye	Center)	
21	 Vitreo	Re7nal	Associates	
22	 JHU	(Wilmer	Eye	Ins7tute)	
23	 Duke	Eye	Center	
24	 Colorado	Re7nal	Associates	
25	 University	of	Arkansas	(Jones	Eye	Ins7tute)	
26	 UNC	(Ki1ner	Eye	Center)	
27	 Medical	University	of	Lublin,	Poland	
28	 Stanford	University	School	of	Medicine	(Byers	Eye	Ins7tute)	
29	 University	of	Miami	Miller	School	of	Medicine	(Bascom	Palmer	Eye	Ins7tute)	
30	 University	of	Wisconsin	Madison	Dept	of	Ophthalmology	&	Visual	Science	
31	 Associated	Re7na	Consultants	LTD,	Phoenix	
32	 University	of	California	San	Diego	(Jacobs	Re7na	Center)	

Coordina7ng		
Center	

Clinical Consortium 



Clinical Research 

10 Study	recently	completed,	with	10	peer-reviewed	publica4ons	to	date	

The	Natural	History	of	the	Progression	of	Atrophy	Secondary	to	Stargardt	disease	

$6MM	Founda7on	sponsored	study	of	Stargardt	pa7ents	over	24	months	(n=460	eyes),	including:	
•  Fundus	autofluorescence,	microperimetry,	segmented	OCT	and	more	



New Endpoints 
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Measuring	DDAF	growth	rate	is	an		
endpoint	that	is	now	accepted	by	the	FDA	

Fundus	Autofluorescence:	
•  Growth	of	DDAF	lesions	(black)	and	total	lesion	size	over	24	months	
	
Segmented	OCT	and	other	endpoints	also	completed	
	



EZ Area 
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EZ	area	is	now	a	validated	anatomical	endpoint	
with	poten4al	for	evalua4ng	efficacy	of	new	therapeu4cs	for	IRDs	



My Retina Tracker 
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Patient registry is international and growing 
with over 400 new participants per month 
providing rich dataset. 

§  Membership  23,700+ 

§  Profiles  12,800+ 

§  Profiles non-US  1,000+ 

§  Genetic data  30% have been tested 

§  Genetic reports  5,700+ 
received to date 

Achromatopsia, 1% 

X-linked retinoschisis, 1% 

Cone dystrophy, 1% 

Cone-rod dystrophy, 3% 

Other IRD, 7% 

Usher syndrome, 7% 

Choroideremia, 7% 

Stargardt’s disease 
9% 

Leber’s congenital 
Amaurosis 

12% 

Retinitis pigmentosa 
49% 

Rod-cone dystrophy, 1% 

Bardet-Biedel syndrome, 1% 

Best disease, 1% 

  



Genetic Testing Study 

14 | My Retina Tracker | Genetic Testing Study 

Rapid growth in genetic testing study forces need for 
additional funding to continue at this pace. 

§  Eligibility – member, My Retina Tracker 

§  Enrich the value of the registry 

§  No cost comprehensive gene panel test 

§  Includes genetic counseling 

§  Participants to date: 5,700+ 

§  Clinicians participating: 228+  



§  LCA1 (GUCY2D) 
§  Boye (UF) → Sanofi, Phase 1/2 

§  LCA2 (RPE65) 
§  Bennett (Penn) → Spark, Luxturna 
§  Ali (UCL) → Meira, Phase 1/2 complete 

§  LCA3 (SPATA7) 
§  LCA4 (AIPL1)  

§  Ali (UCL) → Meira, Phase 1/2 
§  LCA5 (Lebercilin) 

§  Bennett (Penn) → Limelight, Preclinical 
§  LCA6 (RPGRIP1) 

§  Vandenberghe (Harvard) → PTC, Preclinical 
§  LCA7 (CRX) 
§  LCA8 (CRB1) 

§  Wijnholds (LUMC) → Preclinical 
§  Garanto (Radboud) → Research 
§  Kay (Duke) → Research 

§  LCA9 (NMAT1) 
§  Apte (Wash U) → NMN Supplementation, 

Preclinical 
§  LCA10 (CEP290) 

§  Collin (Radboud) → ProQR, Phase 3 
§  Zhang (Broad) → Editas, Phase 1/2 
§  Khanna (UMass) → Iveric, Preclinical 

§  LCA11 (IMPDH1) 
§  LCA12 (RD3)—Molday (UBC) 
§  LCA13 (RDH12) 

§  Thompson (UCL) → Preclinical 
§  Bennett (Penn) → Preclinical 

§  LCA14 (LRAT) 
§  LCA15 (TULP1) 
§  LCA16 (KCNJ13) 
§  LCA17 (GDF6) 
§  LCA18 (PRPH2) 
§  LCA (NPHP5/IQCB1) 

§  Baehr (Utah) → Preclinical 

LCA By The Numbers 
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LCA1 (GUYCY2D) 
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When JJ was five months old he was diagnosed with LCA 1 (Leber 
Congenital Amaurosis). The family was happy to have a diagnosis 
but left with a major emotional and financial burden. They, like most 
families with rare diseases, had to search for answers on their own. 
JJ’s family found help from the Foundation Fighting Blindness (FFB), 
where they met other families in similar positions, helping them 
regain hope and move forward.	

Shannon	E.	Boye,	Ph.D.	(U	Florida)	

Licensed	and	US	IND	filed	



LCA2 (RPE65) 
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Ashley and Cole Carper 
traveled from Little Rock, 
AR, to tell their family’s 
story at the FDA hearing	Spark	developed	a	new	visual		

func4on	endpoint	for	use	in	a	pivotal	trial	

Jean	Benne_,	MD,	Ph.D.	(U	Penn)	 Robin	Ali,	Ph.D.	(UCL)	

Phase	1/2	complete	

Approved!	



LCA4 (AIPL1) 

18 | Foundation Fighting Blindness 

Robin	Ali,	Ph.D.	(UCL)	

Available	via	“Specials	License”	



LCA5 (lebercilin) 
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Jean	Benne_,	MD,	Ph.D.	(U	Penn)	

Licensed	and	in	pre-IND	development	



LCA6 (RPGRIP1) 
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Luk	Vandenberghe,	Ph.D.	(Harvard)	

Licensed	and	entering	development	



LCA8 (CRB1) 
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Jan	Wijnholds,	Ph.D.	(Leiden)	 Jeremy	Kay,	Ph.D.	(Duke)	Alex	Garanto,	Ph.D.	(Radboud)	



LCA9 (NMAT1) 
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Rajendra	Apte,	MD,	Ph.D.	(Wash	U)	

Nico7namide	mononucleo7de	(NMN)	supplementa7on--Preclinical	



LCA10 (CEP290) 
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Rob	Collin,	MD,	Ph.D.	(Radboud)	

Phase	3	started	

Feng	Zhang,	Ph.D.	(Broad)	 Hemant	Khanna,	Ph.D.	(U	Mass)	

Phase	2	recrui7ng	
Licensed--preclinical	



LCA13 (RDH12) 
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Debra	Thompson,	Ph.D.	(U	Michigan)	 Jean	Benne_,	MD,	Ph.D.	(U	Penn)	



LCA (NPHP5/IQCB1) 
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Wolfgang	Baehr,	Ph.D.	(Utah)	 Elise	Heon,	MD	(Toronto)	



Innovation in Venture Philanthropy: RD Fund 
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Mission-related	investments	to	aggressively		
fund	mission	while	providing	financial	returns	

•  First-of-a-kind	fund	focused	on	IRDs	
•  Internal,	dedicated	venture	philanthropy	investment	fund	

•  Independent	board	of	directors	

•  Launched	with	over	$70M	under	management	
•  Includes	previous	3	investments	made	under	old	CRI	structure	

•  All	returns	go	back	to	support	the	Founda7on’s	mission	
•  Seeking	to	make	investments	in	IRD	and	select	AMD	assets	

•  Must	be	ready	for	clinical	tes7ng	in	18-24	months	

•  Ac7vely	raising	addi7onal	funds	via	major	giK	dona7ons	
•  More	info	at	www.Re7nalDegenera7onFund.org	



RD Fund Portfolio 
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Our Space is Very Active 

28 Over	30	ac7ve	clinical	stage	programs	



Clinical Trial Pipeline – 36 Trials (select) in IRDs 
& Dry AMD 
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 Visit www.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. Updated March 2019.  



National Conferences 

The Foundation Fighting Blindness VISIONS conference brings 
together the world’s leading vision scientists, assistive 
technologies experts, and the visually impaired community.   

Co-hosted with Casey Eye Institute at Oregon Health & Science 
University, the annual Retinal Cell and Gene Therapy Innovation 
Summit showcases representatives from industry and academia 
to discuss rapidly emerging ocular cell and gene therapies. 

The Investing in Cures Summit, now an annual event, is a 
conference focused on IRDs and features panel discussions from 
experts in the overall ecosystem covering drug discovery to drug 
approval.  
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June 19–20, 2020 
Hyatt Regency Minneapolis 

The National Conference of the Foundation Fighting Blindness! 



The Foundation Fighting Blindness VisionWalk 
program includes more than 40 walk events in 
cities throughout the United States.  

Each walk is a fun, family-friendly 5K and an 
opportunity for communities to come together in 
support of the Foundation’s mission to fund 
research leading to treatments for blindness 
caused by retinal degenerative diseases. 
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VisionWalk 



Local Vision Seminars 

The Vision Seminar series is intended to raise public 
awareness of retinal degenerative diseases, provide affected 
families with valuable information, and urge local communities 
to join in the Foundation’s fight to find treatments for retinal 
degenerative diseases.  

Each seminar consists of presentations given by local retinal 
specialists, retinal researchers, low vision doctors, and other 
vision resource experts, and cover topics such as: 

§  The latest retinal research advancements and treatments 

§  Updates on local clinical trials that are underway 

§  Genetic testing and counseling/My Retina Tracker 
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Local Chapters 

The Foundation Fighting 
Blindness has a national 
network of volunteer 
groups that raise funds, 
increase public awareness 
and provide support to 
their communities. 
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Northeast –  
6 Active Chapters  
§ Boston 
§ Long Island 
§ New York City 

§ Philadelphia 
§ Princeton 
§ Westchester/ 

Fairfield 
§ Western New York 

South –  
13 Active Chapters  
§ Atlanta 
§ Baltimore 
§ Charlotte 
§ Greensboro (Triad) 
§  Jacksonville 
§ Montgomery County 

§ Nashville 
§ Northern VA 
§ Orlando 
§ Raleigh-Durham 
§ South Carolina 
§ Tampa 
§ Virginia Beach 

(Hampton Roads) 

Midwest –  
12 Active Chapters  
§ Chicago 
§ Cincinnati/ 

N. Kentucky 
§ Cleveland 
§ Columbus  

Chapter Lite 

§ Eastern Michigan 
§ Ft. Wayne 
§  Indianapolis 
§ Kansas City 
§ Milwaukee 
§ Minneapolis 
§ Pittsburgh 
§ St. Louis 

West –  
10 Active Chapters  
§ Arizona 
§ Bay Area 
§ Dallas 
§ Fort Worth 

§ Denver 
§ Houston 
§ Los Angeles 
§ Orange County 
§ San Antonio 
§ San Diego 
§ Seattle 



Eye Bonds 
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Fas te r  Trea tmen ts  and  Cures  fo r  Eye  D iseases  Ac t  

Karen	Petrou	

Market	Watch,	Oct	28,	2018	



Get Involved 
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Walks, Events, 
Conferences 

Sponsorships 

Donations,  
Honor Loved Ones, 
Legacy Giving 

Fundraise on 
Your Own 

Corporate and 
Foundation 

Partnerships and 
Workplace Giving 

Foundat ion F ight ing Bl indness 

Broad range of ways for 
anyone to be involved 
and we are open to new 
innovative ideas to 
expand our reach. 

Volunteer and 
Join a Chapter Stay Informed 



Ben Yerxa 
CEO 
byerxa@fight ingbl indness.org 

Thank You! 


