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Inherited Retinal Diseases (IRDs)
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What kinds of treatments are being developed
for Inherited Retinal Diseases (IRDs)?
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What is Gene Therapy?

AGene therapy is an experimental
technique to deliver a gene (new DN cuomosome
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Types of Gene Therapy
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Types of Gene Therapy
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DNA editing

A DNA editing technique, called CRISPR/Cas9, works like a biological version
of a word-processing programme’s “find and replace” function.

HOW THE TECHNIQUE WORKS
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First Ocular Gene Therapy Approved

A December, 2017[ ! - ¢ ! wymnfetigenéneparvovecrzyl)
received FDA approval in the United States (Spark
Therapeutics)

A Patients with confirmedbiallelic RPE65nediated retinal
dystrophy

A Gamechanging milestone for the future of gene therapies

A January 24, 2018Novartis enters into a licensing and supply
agreement to develop, register and commercialize outside US
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The field of IRDs is rapidly growing with increased investment and many new companie
developing novel therapies




Gene Therapy Clinical Trials Accepting
Patients from Canada
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Everything You Need To Know About Clinical Trials

October 11th, 2016 by FFB Canada

What is a clinical trial?

Clinical trials are experiments that test whether a new intervention, such as a drug or
surgery, will work in people. The main goal of clinical trials is to determine if the new
intervention is safe and effective.

Why use the word intervention instead of treatment?

When talking about clinical trials, it's important to use the word “intervention”
instead of the word “treatment” because it helps everyone to remember that the
drug and/or surgery that the participant is receiving is not an established treatment.
In other words, we do not know if the intervention is safe or effective. Even though a
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Patient Registryg 4 GOALS

. To Improve our understanding of IRDs
. To help diagnosis and care for people living

with IRDs

. To plan Canadian clinical trials and identify

patients who could be eligible for clinical trials
and/or other therapeutic opportunities that
may become available in the near future,

. To inspire and drive research on IRDs



If you live in... |Institution and Site |Contact
Leader

Alberta Dr. lan MacDonald Rita Whitford

Royal Alexandra Hospital, 780-492-9502
Edmonton ovstrial@ualberta.ca
University of Alberta

Dr. Kevin Gregorgvans Yvonne
Eye Care Centre, Vancouve 7789684349
British Columbia General Hospital gregoryevanseyes@gmail.con

Maritimes Dr. Johane Robitaille Karen Terry
IWK Health Centre, Halifax (902) 4762741
karin.wallace@dal.ca

Ontario, Dr. EliseHéon Vaishnavi Batmanabane
Saskatchewan, Hospital for Sick Children, (416) 8137654 ext. 301511
Manitoba, Toronto vaishnavi.batmanabane@sick
Quebec, Newfoundlan ds.ca

d and Labrador, The

Northwest Territories,

Nunavut or the Yukon
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