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Major Review

Gene Therapy in Retinal disease
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Disease Causative gene/Protein

Clinical trial phase

Viral vector

Previous study

Retinitis pigmentosa

1.- MERTK-associated MERTK gene Ongoing phase I ~ AAVs, lentivirus  Successful in Rat model
autosomal recessive myosinVIla71 Ongoing phase I Lentivirus
retinitis pigmentosa ~ (MYO7A) Preclinical study AAVs
2. Usher syndrome at least 22 genes - Successful in Rat model
3. Autosomal dominant RP
Leber congenital amouresis
1. RPE65-Leber RPE65 gene Ongoing phase 111 AAVs Successful in
congenital amaurosis animal mode 1, 3
2. GUCY2D- GUCY2D Preclinical study AAVs successful phase
Leber congenital amaurosis I trials
Achromatopsia (ACHM) CNGA3, Preclinical study AAVs -
CNGB3,
GNAT2
Stargardt disease (STGD) ABCA4 gene Ongoing phase I Lentivirus Successful in mice
AAVs model
X-linked juvenile RS1 gene Preclinical study AAVs -
retinoschisis (XLRS)
Neovascular AMD sFLT- 1 Ongoing phase I AAVs -
Endostatin, Ongoing phase I Lentivirus

Angiostatin
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