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Abstract: Age-related macular degeneration (AMD), a multifactorial macular alteration of the retina. In AMD gene therapy
research, gene therapy has been found to significantly improve patients' clinical symptoms, reduce the treatment burden associated
with long-term intravitreal therapy, and improve clinical adaptability. Despite several achievements, current gene therapies are still in
their infancy, and clinical trials of most drugs are still in the research stage. This article reviews the pharmacological research
progress of AMD-related target therapy products in the past 10 years, classifies them according to different targets or new vectors,
and evaluates the feasibility and safety of gene therapy AMD based on the results of clinical trials obtained, so as to provide a
reference for AMD-related targets, therapeutic technology innovation and vector development.
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5%,
1 EENETHHEMRHR
1.1 AAV E{F 254
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VEGF cDNA 1 it 47T 174k, B A @ 80 4 i
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o ¥ 8 RAE N R KW A IR W R 3 55
AAV2.sFIT-1 1.9X 10" F B AL (TUD , 1 R R E 5
BNYIE T HE 45 5L AL I FEE R V5 AAV2.sFIT-1
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CNV B, ¥6 9T 14 dJ5 , SRR R PY TR 5T 1 X 10° J kL
/N R BRJES CNV THI R xS REZH 5 /), 5] B /)~ IfL A8 T 46
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TETE I B A 5 38 3 M AR, o ok 7 20 Ak ik
— UG H P e Ak
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2. BRI, —HixE EAE NIRNRIE, 5t hE
Tt - i 22 45 1 L (RGO SRR B 52 28 1 Th g, AT
LEEFKE M AP, RGCHRIE RN (2R
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AEIRIT 2 A Ja , T B0 4 MEIT IR A
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A R S A IR RS oK W57 % V6897 6 H G 3)
MEKANAE AAV £k — BRI, Akt 0T LA
T AMD H g #0524 X1 R G Pk .
Christian %57/ BUIR 9 HEAT T 2 & PE VR AL, 45
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22 P IR s B3 IR VE 5 7.84 X 10° vg B B4 [ i 52
PE o AH N SR I mb 0t ol A= P A £ R 9 AE A g%
SN 7 A B e L, 7 B — P
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AAV8HARLE S (scAAV2/8-hU6-sh9), 2 im 4524540 L

CREETH 2 X 10" BURL AT 1 /)N B mVEGF 3k~ i
91%, iF B3 7 N P mVEGF fOA RCUTER . 400 W) i
TIBI% 2 pLCRERR 1 X 10° kD) 20k 755 5 19 CNV
/N RS RY 32 2 A S 45 257697 1 CNV BB /)N
R CNV 5 PEAK T 48%.
2 BAAYIEKRMRHER
2.1 ADVM-022

143993 1 50 30 491 LI R 5, B 78 VP A 52
R 54K Y 7 S ADVM-022 78 nAMD 3% i) 22
AV T2 AR R g AR A A2 R
ADVM-022 VA7 B AMD H3 GEE 7E 22~46 J&
PR R R AEAL ) FE 53 O T, kb CNV 2 T
S, K AT T B X AP I JE 5 . R 80% fR A &
WIS R 45 25 ) » 1R KK 92 J& WA 75 BEAT AT #h 78
PE Bt VEGF 71 9 , ~F 3 4F 4§11 VEGF ¥ 3 53 % 4
ADVM-022 J5 B 7 99% il 2 A IR 6 X 10" vg)
1 85% (%77 B 4H AEHR 2X 10" vg) . ADVM-022 VA
I7 BTN LR B JORE , T 12 IR PE 1~3 N H G H
1TIHIBRY
2.2 RGX-314

RGX-314 F| H B AH ¢ 9 75 8 (AAV ) i 4 1t 1%
1 VEGF fab # % [l . RGX-314 1) 11 #] AAVIAT
Fib I T AR R, 55 1 4 20 49 R A ik s
Jis 33 3% RGX-314 £ 1R 2.5 X 10" GC, Xf I8 41 4 H 3%
AR SRR BT 0.5 me, UG A 301, 5524120
9] K635 Tk 6% JE I s 38 1% 3 IR RGX-314 5X 10" GC,
HEOF 2 U KR AL AR H 0.5 mg B Bk S PTBE AR
S, v 31 B35 5 2 AR & A [F, X b
RGX-314 7677 1) 20 4] AN o Ad B 14 8 5 . 45 L
TN B2 B RGX-314 M 15l i 6 S H R I
A2 2 1 B AR R IE L 1 (BCVAD AT Hb g 43 ) fi J5
F£ (CRT) , N5 1 K2 6 A~ H W BCVA T 13 45 {k
H+0.2 FBF, CRT W~ 32246 =33 pm. 5145
552 IR ERATTIAITIY 1061535 61 H I FH) BCVA
SRR T +4.0NFEBF, CRAVFHAE 9-12 pume.
5 RGX-314 1697 7T FL AL, “F 35 45 A0 7 5 26 18 35 [
iX, #%2 RGX-314 7697 6 ™ H WP 1.3, 5t
VEGF 54 R 71.8%5.
2.3 rAAV2-sFLT-1

143 $5 4952 3 4 AT AN T 9 BBR 2 BE AL X IR R B0 31
FDsIep 24 ) B RVR T BB EH B2 1X 10" vg tAAV.
sFLT-1 74 A Mg 82 1 41, H 1% H AT A TR TT
1~3 4N, 44% 1) B FRLUORTT 4EFR B ERL 77, 34%
BHEAERYORIT G 3 N IR RE B R ) o
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Bl 22 45 1k 36 (NCTO01494805) 3 AH 6L , 1 % ik
H, BERR 9T 4 2 A IR R 3 9 rAAV2-sFLT-1
1X 10" v, B Bk ELHUAE S P 14 T BE, 75 5258 FF 46 B
55 4 JH 5y 5l s T8 BR B BUIR YT, 4E 52 8 [ I )
M, rAAV.SFLT-1 41 F1 7 12 1] (57%) B & HM g 1%
Rl i3 , Tt FRZA 451 (36%) ,52% FIFERATT
FEse=2 IR YT BT B3 GEAER FEH E R EAR
JRBE 0 B2 A, 11 49 S 2 A 10 81(90.9%) 4552
THIE 2R EREPHIRIT . HETHARERD,
53— 25 1 s R 3R 56 R AIE B rAAV2-sFLT-1 ¥R 7 {5
£ AMD FI Rl AT

2.4 GTO005

TR UL I R T 78 (NCT03846193) B HLAS 4]
B85 B W UK 114 52 3 TR AL R o i 4R T
2X10".5X 102X 10" vg 3 M HIE, 7EBE YT 51.8 F
P, 3 AN KT 19 GT00S ¥ B AT W& it 52 4 , X
RABHA RN, BARRMNE GT005 L%,
7 R RN R B R AN H R, 2 T/ IR PR
W 7T (NCT04437368 . NCT04566445) 1E 7 17 55 & &
& 5 LLVEAS 2 R B 1 GTO0S B R /9 R 9 5 %o
Ak T S AR DG 1 B AR P ) M IR A 2 R
(22 4 PR AL A R PE . 1 T3 4E B K T BE 7t
35 (NCTO05481827) T itF 2028 49 H 5 .

2.5 RetinoStat®

RetinoStat” /& # i IfiL 8 A= f 7 i) 351 1f 5 0 25 A0
PN B U0 2R ) B A T A G AT 1S B axX Rk
PR 2 3k 5 BE T A2 Hb 410 1] T VEGF ¥8 97 AN 2 B 1
AMD H 2 [ I8 AR S ] A RN 5K A 1) B P R
T BRI T 25 24 02 2 A 1), I HLREAE B P9 K i
] Z& 1600400 1 T RetinoStat®™ () THA 71 &= 126 384 Il PR 3t
56, 21 B B o N 3 4L, A TR R LR 3 A
I T IR IR B, 3 R E &
U R 20, 8 H 5 AW TF ARSI R
FA e EA R EE, A BT R, BT A B
BE N, B R E WD, 3 BT se gl R fa
T KA AR, EDFRIEDY,

Campochiaro % [\ 5T EIIE T 1% 2 25305
24, 21 B B B IE % AMD 23R 0 N 3
A, ML BN 433 25 T 3 R R & (2.4 X 10%.2.4 X 10°,
8.0X10° TU), 45 24 )5 48 JAl W L5 AN R B A 4%
A LA B R R S 45 F e A . 45 SRR, B 1 R

B RS2 45 1 BEAS BRSNS, oAt 32
AARAT JORE R A BRARRE R AT B . b & R
551 F8 R RT AR HR N AR KT N B 3R KGR SR LA 4
JATR AT AR ML MR AN L= . RIEKFELS
25 24 IR B AR, 48 A I i FrAE e o« 5 48 A, MK
FVE A 2 45 R IR T R B, RN A A R
JIRFERE , M AR | B S A R A, RS
B3 3 o AR B AL P ) 3 2k A 2
il . 7~ BCVA FEAIS, 1 Hh 771 & 20 A 1) 32 6l L Pk
BN mAREAZ KA /R BCVAKE T =10
ANFRE PG E MG B I RRD K IR U
RIORIEL Y5 2.5 A H RIS, WD BURF AN
YeRFa4E,
2.6 ®BEEETEERKEFIFHF

I /N KR AT A AR K DR 7 (PDGFD 401 1 71) 38 3 BEL W
JE 248 VD 52 B A i AR A Ak I T I 1
B ORI R, AT A A2 L M AMD BB RS A
MAFHIRIT IR . PLVEGF B —J7 i T IE B %t
AMD 697 A 20, SR 1T, 75 K 2 Bl R 56, 2/3
i) #5232 P91 VEGE 187 R A6 B TSR . 2013
SERYL U A R AR B AR AT BT
VEGF #J1il| 5) F1 PDGF il 71| 1t & #6977 5 VEGF 41l
il 77 B A T 0 RO, 00 4 R R B 2 1 A
Ab,$2%2 ip 1 mg-kg"-d"' $i PDGF-BB-i% 114 & 1 H
2 % A (DARPins) f1 1 mgkg'-d' $ii VEGF-A
DARPins )/ BRI JEE CNV & 220820, HIG 7 80814k
TH—2Y). 15 VIdIr /NS b, 28 3 385 4 s 7
S g5 25 7 A B T AR LA A e 5 AR S [R] B
W 98 R BLIR A 18 97 19 /0N B R A= 0 TR IS Tt 2 1) 4
B E R MK T B m T A R

TG R 5005 A1 70 43 UE 55 T 64 FH 24 (R ALk
b, 12491 38 252 4 B (0.03.0.3.1.5.3.0 mg)
MG IRTT , R B HE LR — 4T 45
R\ G LA AR EMEA RIFrIm 20, 5
12 J 59% B B L2 35 A /) 38 25, BCVA 15 1
15 /N F B, CNV KNG ST 7T F 339820 1 85%,
CNV 0 JEEEF 33D 7 38.9%. CRT FEHEZR N A
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