HRF 4
Yan Ke Xue Bao

2021,36(7) ykxb.amegroups.com 537

doi: 10.3978/j.issn.1000-4432.2021.06.19 . ﬁ,‘i .
View this article at: https://dx.doi.org/10.3978/j.issn.1000-4432.2021.06.19

”

CRISPRE E 4riEH R K HERRF R PRI M AR

LAZ, AT gE TR TR

(1. RIS S R BT T, T 7R VRN 5181325 2. ke Rift R R A i Bh a2 Bt . 1 SRR i 2%

[ =]

(X 1A

CRISPR(clustered regularly interspaced short palindromic repeats) 3 Pl £ 5 B¢ A8 £ 455 o 4028 41 i
DNAJFH, Ll 4l fiviz SR, A BEMARA B SEBRIRIT BB EOR o T HRER A ) A= 2R
Py, [N g R YR AE IR IR BRI 5 (4 B B R 3. HAT, CRISPRIEEN 4T I5IR
ﬁlOﬁ!Leberf‘E%‘ﬁﬁ%(Leber congenital amaurosis 10, LCAlO)H"J”ﬁ%iﬁ—'ﬁE?}:%%, BIT Hih £
Fofr HR 95 14 e R S ot ROV I By o Bt BT — R CRISPROEE [H i B AR (19 % i, i IA By i A 2
IR BB 4357 4 BT I T BL

FE[N 4% ; CRISPR; JEYrik; LCA10

Progress in the development of CRISPR genome editing
technology and its application in ophthalmic disease
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Clustered regularly interspaced short palindromic repeats (CRISPR) genome editing is a newly developed
technology to precisely modify cellular DNA sequence, which could control cell fate and phenotype and
fundamentally reform disease treatment. The structure of the eye offers unique advantages as a genome editing
target. Recently, a CRISPR genome editing therapy has begun to be tested in Leber congenital amaurosis 10
(LCA10) patients, and the clinical trials for more ocular diseases are about to start. The development of CRISPR/
Cas genome editing tools will drive major advances in the application of gene therapies in the treatment of
ophthalmic disease.
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Figure 1 The first generation of CRISPR/Cas9 gene editing technology
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