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[Abstract] The CNGAI gene encodes the alpha subunits of the rod cyclic nucleotide-gated channel, which

binds to intracellular cyclic guanosine monophosphate and constitutes the last step of converting light stimulation into

an electrical signal in photoreceptor rod cells. The CNG channel plays an essential role in the signal transduction of

the visual system. Biallelic variants in the CNGAI gene are a cause of autosomal recessive retinitis pigmentosa. Its

clinical manifestations include night blindness, progressive visual field constriction, and central vision loss in the

advanced stage. The clinical features, pathogenesis, disease models, and treatment of CNGAI-associated retinitis

pigmentosa are summarized in this review.
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1) i £, 25 738 M (retinitis pigmentosa, RP) (OMIM#268000)
S E UL R Ve BUE MR R, 1857 A R T L IR BLEE T F. C.
Donders #4451 . RP B E L 1/4 000, 2 1R A 100 J7 ~ 150
TN RO RP ELAT 35 A0 i S R R R R T 1R
B LB, A4 H Y2 0 fA& BB (autosomal recessive, AR) (H Yt A
4 5 ¥ (autosomal dominant, AD) X % 81 ( X-linked , XL) , ¥ 3%
PR3 1L R 28 R R 45, ARRP f£ RP B #F i 5 Ik
50% ~60% ,5 XLRP 84 (/5 5% ~15%) Mt , ARRP & %
RISy ™5 ADRP BB (5 L 30% ~ 40% ) K 191 )5 AH X 45
At A, 20% ~ 30% B9 RP B R A IR AN R B, R S5 A E M
RP[S'O RP i WL B RAE R I &, B S AL B 2 1) O P 46
JIN W5 B O A T R RIS R 2R B B A AR R T
E I 1 G S 1 < < e B O O |
(electroretinogram , ERG ) A B F RP i2 W7 , 76 5 55 5 101 LUALAT 21
Mz RE e N EE R, RetNet 048 % (hitps://retnet.
org/summaries#a-genes ,2024—11-04) ./~ , iF @ 4 5 H Al § 5

nucleotide-gated channel;  Cyclic guanosine

LA EE ARRP, H o A H MR I ol 3 H (cyclic
nucleotide gated channel alpha 1, CNGAT) X5 i 3 R 48 5 5 3%
ARRP IZ LR 2B R R IS RP MG A3 R 2 —1, AR
Bt CNGAI #l & RP ( CNGAI-associated retinitis pigmentosa,
CNGAI-RP) Bl PR ARF i BOW AL 50 15 R K36 97 19 BF 5 31
RIEAT N4

1 CNGAI-RP K=

CNGAI B %5 7% 5 5 5t ARRP 49 % ( RP49) ( OMIM #
613756) ,CNGAI-RP 5 &3k ARRP J% I (K) 1% ~2% "% , 7£ 99
Bl HA ARRP BF WA I, 5 0 (5. 1%) 4 CNGAT 44 8§,
HEREUFAER, RGN CNGAT £ B A AR h 5%
ARRP B9 % UL 3L N 22— 79 BE 5 i — 30 BF 55 B 7%, CNGAI-
RP 7& ARRP H1 i (5 Ho ol 29% (1/46) ' 78 309 191 ¢ 181 358 14 H:
AL B AR 4 (inherited retinal degeneration, IRD) 1Y JL# B & |
HOEH(T~17% ) CNGATHE H 58 78 78 ARRP 1 9 /5 L A
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1% . #EhE ,CNGAI-RP £ RP h (5 L h 2. 6% ~ 5% ">,
E i, % F CNGAI-RP F 4% 9 A2 19 BF 53 04 oK WL 4l i, ol Jot
CNGAI-RP W4~ K/NFEAR DT IR R B, K E J& CNGAI-RP 3 H
UL B & AR SR e LI BB, O AT 5 i
WgR /N oL B, MR ARAE O 8 RP SR, 4 )
FRHL A% 8 200 6 R £ 38 T2, W 300 T O AR 4 o R i 4 £F
4, FEEEE R B MM ERG RN IR T B, OGS AH T W
JZ 14 (optical coherence tomography , OCT) $& 7x #8 0 5 A% 3 |
] A A e g i e 2 (P 1) T AR 1 A CNGAL-RP R
REAP2OBERN N 2 ST A B E M 6~7 2 H A
WY 1) 0 M 46 /DS 540 27 B RUHR H5e 44 57 1E 1 77 (best corrected visual
acuity, BCVA) /34576 0. 8~ 0. 9, BUHR WL BF 1] .05 1k 46 /1N 2= o0
10°~15° ,ERG K 7R, B S35 1 2144 F a IS5 2K, b I
P W L AR R A A R M B g RP BT FES 1 ATUE
FRZH BEEN N 2~3 i R E ;40 2 i R BCVA
90,8, AR 2 AR LS ERG Ao A 5248 K A HR Ve 38 90 R 4%
T LT A LI (0, 3 B 5 A R e JE S R I 4 i
BERETE .,

CNGAI-RP F A5 5L K Y 3¢ & o A BB , B A ot ¢ T 3
Ol g A8 B gE R GE, B AR BF 58 # A R, CNGAT (NM _
000087. 3) c. 265delC (p. L89Ffs * 4) Al fit 7E ¥ ¥ A BE rf 36 g
W BT, HGMD %042 £ ( The Human Gene Mutation Database
Professional Access,2024—-11-04) B UE 71 4~ CNGAT 9% A8
SR S/ JE BRAR 44 A BB N B4R AN B B 2
16 4> /N Bedfi A 34 R T Bl 4 A4 m%liéﬂl/\

2 CNGAI S F#&HE5heE

2.1 CNGAI Emﬁéﬂﬂ@%ﬁﬁﬁﬁn%m%?iﬁ‘k
CNGAT % 5% F8 FT- 40 B 3R 4% 4 B2 1] 325 BH 28 7 3 18 ( (eyclic

E 1 CNGAI-RP EERERARFHHRE HHEF 232 W BCVA K 1.0 A UIRIE R
75 B 0 SR BCER K R UM ARE B R UTE B H RG] LS M I SR (1
SR ), OCT A iy Ao & M ARy th Il (I B =) C.REE A 0.01.3.0,10. 0 DL B4R 355 HL Ao
ERG S K W5 R 3.0 1 30 Hz (NXRO% ERG JRIE™E R D 30° L% B {4 & b2 15900
B RP AL (S A s BCVA AR IE L T ; OCT 624 AH T Wi 2 433 s ERG 40 199 155 el 12]

nucleotide-gated ,CNG ) 1) o« W3, 1Z I FE AL F 4pl12, 7 11
MNHNEF L Hi i 686 A~ F R, CNG i H 3 5 H 2 (cyclic
guanosine monophosphate ,cGMP) # i , £ 6 B {5 5 ¢ T il &
BEREEHMEM T, CNG 8 R % H 6 A A JE AL 54 R
(£ 1):CNGA TR GEM M EEM o« W, A 4 R
(CNGA1 .CNGA2 .CNGA3 .CNGA4) ; CNGB . 5% J& #4 A%, i 38 11
B A, A 2 AN 5 (CNGB1 ,CNGB3) . TEHLFT 40 it v, CNG il
iﬁ%ﬁa CNGAT1 Fl CNGB1 L 3 : 1 Wyt 231 it b AG B 9 5 U 2R
R PLHEAN M CNG 38 1 CNGA3 Al CNGB3 £ ">
CNGA2 .CNGA4 F1 CNGB1 £ J& W5 # 22 56 HH () CNG ﬁu“ .
o MU 2 G (Y I RE AL B SF FE AR O U T A 2 Ak
55 OR [R] BR A% 1 FGE T8 25 A 1 BURME RS T EEE N 2
PR RO T A Y

MLAT 20 A9 CNG 38 38 17 T 56 8% 32 78 i 4115 45 1, CNGAT
Gt 1 o 3 AH X 43> F B B 29 78 000, CNGBI 4wt B 3 3 AH
X4y F 2 240 000, FEZEH I EE M 2 M THH 6 1 o
B B M B (S1~S6) 4Lk "™, S1~S4 FB hil 2K Ha T 4% Jg& 2% B
GRS Z RN F S 2 R T TR R G AL, {2 S4 B 24
7 AE HAr 1) 43 2% | BELAR: i Af B B0, X 02 CNG 38 3 T e AN R i T
HUR AR IR T 4 AN SR R HES , S5-86 H: [7] & 1 3 38 #Y v
HFLBR (Pore-loop ) 45 4920 I 45 # fu ik 5 F A E F . AT
HE 12T 7 , 7E UniProtKB (4% FE ' (P29973) ,CNGA1 HE A 5
AT Th e 45 #3857 . P-IBUNE 45 4 38 (B RS T 350-360) 1%
PRk u 1 5 MR (S T 361-369) |\ C-E 5 T 45 Mk (1 T
402 - 484 ) . 3 B T R 45 & 45 M 3 ( cyclic nucleotide-binding
domain, CNBD) (% T 485-612) Fl C 3 2 11 12 i 45 44 5% ( C-
terminal coiled-coil domain) (% % F 623-666), CNBD {ii T 4
ML C %, cGMP 5 CNBD (%5 415 554> C w4 %t v Je AL
Bt e A e e A2 Bl (0 A5 B T, Ao F Nat Ca® iliad, C-E T
S5 K O P- MR E 25 4 B 2 5 5 3 T R
iof ?F%EPEWJ%*“%“"'“‘”]O £ T Uk

S5 b4 B0 T T P R FLBR S5 A R T

/E\ﬁ%?l_h‘f&" »
2.2 PAT40HE CNG #IE e L5 F p
Ry A= B T RE

P58 2o 2 e A0 0 5 e A 4
55 AF 40 B X G W, AR AT AN
L, cGMP J@ 3 5 CNGA1 By CNBD
g4 3 JF Y, cGMP H R R
54 25 16 [ ( retinal guanylyl cyclases,
RetGC) f# b = 8% B8 & # ( guanosine
triphosphate , GTP) & i ", 16 & ) i
FErp 45 55 A 5 RO 6B O R A
( calcium binding guanylyl cyclase-
activating protein, GCAP) 55 RetGC %% =
& B RetGC/GCAP &%), GCAP il it
5 Ca™ 5 Mg 454, 45 RetGC 75 M,
4l L P9 Ca™ 7K S A X 5 5 B GCAP 5
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Ca™ 45 A 1 RetGC 3% M, 1/ cGMP & 1L ; T Mg™* 7K A1 X 55
AU 3 TG RetGC, #40 cGMP & B, BB T, cGMP 5
CNG BB LG, 8 SRR TP O 4 16 78 (9 Na™ Ca® P9 [a] HL U O
AAT AN AN TS, S BOAT 40 5 1k IF B s &m0, B
—J7 T, Ca™ WA 40N Ca™ 7K F-FH 5, Ca® 55 GCAP/RetGC
ZEME; A RetGC 2RI 3% — ML 1 1 & BT cGMP &
i, Ml cGMP Ve BE AE 35 1~5 mol/L 26 B3 161 % (181 2A)
TG IRRI BN R R AN G IR BRI, B G EH S
%555 IS BE R 5 6 ( phosphodiesterase 6, PDE6) 7 i
cGMP /K f# ,cGMP ¥ P&, 80 CNG 3838 & M1, YLAT 20 it 8 1
b, 7% fil AR RS A7 R B O 2D o A R e JEE 1% 2 A Bl UK 4
KT 4H A v 1 28 i U5 48 SR A7 IR AR B AL s B AT

MM, e BOGE S BB E S S, SR M A, 76 CNG i
OGRS T AU N 28 REFEE AR Ca™ |, IR B Na®/Ca™,
K" B F 2 Mfs Ca™ 58 e AU AN, S B AN ML N Ca™ 38 T3k 1
HE— T e A K Ca™ [ GCAP/RetGC ES WS Mg 454,
M5 RetGC BITHME 0B PY cGMP e B2 T 17 {1 ki a8 7
FEHC W AT 20 XF 5 fy i v 202 (P 2B)

3 CNGAlI BRETREMNFTHABETE
3.1 DL cGMP 8 BUZE M AR R A 3R 08 T AL 2 5 2020t 40 i
FE TS0 3 B R

CNGAT N EURE 7 3 BAAT 40 CNG 38 3 25 44 Bk 14
AL G Z 2R Th RE 2 2%, R I S B R A8 M FE T, Cngal

®1 CNG EEXRE Ihee MM KEEXER

i T 2 R ik 4 1 FERALE TR AH & B
PLFT 4L CNG 38 18 N FOAT AP A SO CNGAL:CNGB1W 3:1 4p12 AR AL B fE 3 AR M 49 A
WA S T OMIM#613756
o 3. CNGAL hfig W 3 ; B W % . CNGBI 16421 AR L €5 R AR 45 B
LRI 7S OMIM#613767
PLHEAN I CNG il iE A A R IUR{K CNGA3:CNGB32y 3:15( 2:2 2q11.2 AR 2 H 20MIM#216900
WO -HAR T T
o 3. CNGA3 Thfg W %, p W Jk. CNGB3  8q21.3 AR 20 H 30MIM#262300
I
WLAEHIZTC CNG i A FRGEFES WS FIUEK CNGA2:CNGA4:CNGB1b Jy 2:1:1 Xq28
o IF 3, CNGA2 WIBEF 3 o T3, CNGA4  11pl5.4 OMIM 3 JE A SC % 9% i
P55 ;B WL . CNGB1b CNGB1 [ 5 4 SR, R RE 55 WL B A AH G
AR AR Y 3
16¢21

TE:CNG : SR AZ AT IR T4 BB 73l 38 ; CNGA  FRZ AT IR T J42 P B Tl 18 o WP CNGB: B AZ 11 IR 1142 PH B 73l 3 B 5% 5 AR - 7 I 68 1 [ vk 3ot A%

OMIM : 7 2% N\ 2 i 78 /K 38t % %4l /e

MR PDE6 RIS Hﬂm PDE6 FEREIAGS
1) > & | i .
Mgt E i NCKX OME K [! NCKX
wofo EN-> oo i .y
a2 <] Ty o . omp tat?y .
oo b0 (o H ad) = cGMP Jr J Is
\ fl e GTP o,,%°
e %o0 b .M...: 2o sMg+g
- W P
ca*2; jcat2 " 3% oML CNGIEE Mo2g o 9" ! CNGiEiti
oo oo oo el
RetGC/GCAP RetGC/IGCAP
Py [A) CED (B)
E2 CNGEBESUFMAMENXESRE cGMP EEET A BEHE D, 4N cGMP 5 CNG @il 454, i JF AL, I i Ca™ Wi, Ca™ 5

GCAP/RetGC E &AWL A , U IAN cOMP & A B GIEERE b 220 IR OE T, 305 PDEG, i 4k cGMP /K%, 53 CNG i i ¢ [ | Ca™ I
AP, GCAP/RetGC EAW 5 Mg® 454 i cOMP &, BT IF CNG 3838 CNG. HRAZHF MR 1145 B 11 ; cGMP . SR IR 1% # ; GCAP/
RetGC . £5 45 & 1 1 I 20 1k [ 35005 28 11/ 00 I B 1 3 3R AL il &2 4 % s PDEG . B 2 — T il 6
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FSR M AR N RBE B R B, AW AN MBS T
Cngal B2 A SCHY BB AN M A M 2, R & A sET- 5
JEPTHLH R OO B A% R R M B B W 5 B9 dUTP
Bt 7K 3 A% i2 ( terminal deoxynucleotidyl transferase-mediated
dUTP nick-end labeling, TUNEL ) 4 i 45 47 %% TA A7 J2 40 B 04 7~ 119
FRAEE Y, SR BLTE T 92 A I 4% R R 2 A M sE T
WFIEH MEEE] 4 Crgal R /N BRI BE v ) 9 T A 56 36 (R 3%
55 TUNEL BH P 40 8 i 8 807 i [A]_E 30K 47 56 & | caspase-3
T, — O A0 R T G Y B R AR A, Rk C I g
fn, W EAER T AL T AES 5 T Cngal JE B BUR 28 540 56 09 9L
Franpustr

ERTHH FHW R T- 5 Z MM IRD H
SOl AL S Cnga3 BEBR | Cngbl BEBRTE N A9 10 F IRD
By Py 55 0 BF 5 40 A T AR 56 09 AT R, e B AR A T AL AR LA
I 3k 4 Ay A T SRR ' 4 i A T ) AL R N O T SR T
SRR AR T ML S BOUBO6 40 A ST T 8 B AR 2 R R
Z—J& cGMP fYBL R, Farber 45 Hl Lolley % F 20 it 42
70 AR IR 52 5 K OF cGMP X O 40 M i T L ROG 40 i
cGMP K FH S 77 T 2R FBUKR A 5 F 3 IRD H, 2=/
A 20 FhIRD MG 5 A7 1 XEHERA—-HHS 5T
cGMP 1Y & R 5 K ff, 53 — 3B 43 W& cGMP (1 F i $0 A% , G35
CNG BB AHRE I, EHAERMN R, E—85 «CMP L HEX
R R TSP P WL R T cGMP F &, il U0 4 5 41
4T 5 (rhodopsin, RHO ) 1Y RHO 3[Rl LA & 4 2 86 40 g 41 5
L5 (100 PRPH2 JEPH ZELo%)
3.2 CNGAI BB T BOWAT 41 i AR Ca® 4T K A= cGMP
SR

CNG & i BB 15 TR A M A8 M 5 CNG 3 18 2% 1% J5 40 L
M Ca® K R AK , 4K T cGMP S FR B A 67970 | CNG il i
BRI A= Ca™ BITR A, TCIeA ToOG R 4 i Py Ca™ ¥
22 4H E 7E AR K -, GCAP/RetGC E &M 5 Mg™ 45 &, 12 ik
cGMP & i, i A N cGMP 1 5 # LR

Ca® Fa st 4 e Th BE AR S22 40 P9 1% Ca™ B T 3080
AL TR 22— ONG Wl A I s R Ca™ N
ARG Ca™ By EBRIE , 78 CNG 8 BRI AR 5L T,
MIHILTEA Ca” WA, HM N Ca™ B9 R%AE 1S P9I 3
AEUIMIOC, PR AL S 2 1 A BT & Ml e ¢ TR i)
B B AE TS Ca® B ZhBE , CNG 3 18 B B4 I, 20 i P9+ 25 4%
Ca™ S BUP 5 M A A A7 9 Ca™ K R, P9 M Ca™ -1 5k
PR35 PN R S AN B BE T2 L Cnga3 BRI R R R SR
15 K, MM Ca® K TFRET 50% 7, P95t M 51 bR 35 9 % 34
HEhn A0 P9 B R Ca™ B R TT LAV 2D 20% ~ 35% 1 AR AfE 41 i
FETPO ) AN, MR Ca¥ KRR, iE S M S A Ca¥ R
AP B 15 5 0 BRI RE |, DL S o fA ) Sh BB AR A T

CNG i i B f4 B, cGMP KT+, 580 cCMP/ 2 1 3 B
G ( protein kinase G,PKG) {55 i i it B 81 , PKG 48 81 1 B @2
S E [ 2 LB B -ADP-AZ 88 58 4 B 45 5 18 B 0%
Ak DNA ¥ 4 AR 45, S EUROSL A st 9% xR R

9 d 4 Cngal iR/ BUIL IR S 3R 47 785 30 B RNA 05 4047, & BE
A RN BT, BBR B cOMP [R5 @l e M EE gz
— W CNGAT BURE R S HAMMBE N oMP KFTHH X — 1
W Cngbl 5 Cngal FEFFE 9 MAT A0 CNG i 18 A9 T 32 41
LAY, 7E Cngbl B/ BUBOSE 40 i v ] R v] LA W22 3] cGMP
SRR ML T Y AR TAMRIE T, XA H cGMP
SR AERE TG S 5 B JEOE 4 M 58 T b A 20 i O T2

4~6 i,
4 CNGAI-RP EiRtER

4.1 CNGAI-RP sh¥iimy

BT, B A 3 Cngal /N BSR4 E 0> —Fb
SRt i 283k Cngal 2 L mRNA B9 8%/NR, H Cngal 55 35K
T AR 50% 40, 5 B AR BN RS L, Crgal AR /N B AR S
3 H AL RS BE B & AE T, /1A% )2 (outer nuclear layer, ONL)
MM)ZEA )G 2 AE 15 4 HZ B, 55— R
CRISPR/Cas9 £ R M & ) Cngal 1] JE K b /N B % /0
B2 54 F A 65 bp &4, PCR A& Ml ik 5 A0 ) gt rf
Cngal HEFFEREKL , WFIE WA Cngal w5 FR /N BRALFF 240 i 58
ToRAE AT 9 d BEAE WG I B, 8 JE WA ik WL AT 40 M A ek 2
50% ,16 JE I AL AT 400 58 4 e 5 e Ah, OCT ¥ 4 & 95 K
Tl — P 21 G 0 S5 7% W0 00 RS 4 | 34T R AR W ERG (I Ok
SR 3.0 cd. s/m®) K 5 B A BH A R RIS 35 N a U b U PR A
PEAT P W AR . 10 JE A I 5 XS N R G kD Y, 4 3 Ab
CNGAI-RP /)N AR A J2 2, Pt 55 W fif %5 Bk ( N-ethyl-N-nitrosourea,
ENU) SR/ B Cngal 3£ EA c. 1526 A>G
A5 E Cys B Tyr509. /NER Tyr509 X j T A CNGAL &
LAY TyrS13, 35X PP AR 53 0l GBEAE 3R T CNGA1 2 1 CNBD 4514
REd, Pt ENU BAE/NR 1 B IR e, g 5ok brid R
8 B3 4 K I R B CNGATL 2 4 35, {2 PCR 45 5 8 /R
Cngal mRNA ¥ 52K FEHE B A )G 6 A A 8% FBAL; RHO 3
iR BAR LA H B EOF RN T Z 48, AR 4 4
A /NG ONL BB A8, 2B JR 5~ 6 A H /N EUAM 5 A1 ONL 4 41
BIEETHT 50% , HER 12 4~ A W2 AMNLTTE 650 8 ERG
TEAE L BT g, £ 30 ENU 5% Cngal FE K28 5 /N BRUR 78 AR
Jei 3 JELBR B R AT 40 0 BK Bh 0 SR /0N BRFE — K R 5 s T B
AFSEHE R (0.01~10 ed. s/m®) BRI 2] a 3, 76 W0 AT 20 1y
FE R BRSE T (0.01/0. 03 cd. s/m®) HlBL 4 4F T, b It A R
2, KA ST 9 A A IFG B0 7 e R B2 (10 ed. s/m®) T
Cngal 78 5 /1N B A T X5k ' 30 3 A it sz 192

PL L 3 Al CNGAI-RP /N FRB Y B REAE LB 0 R AL, Cngal
RN BRI T Cngal FIF 58280 115 3 ENU %% Cngal
S AR SN B T CNGAT 2 11 CNBD 45 # BB, 15 1 %
BRI 33 K38 Cngal X mRNA B R /N R, Cngal Ui HE
WA TR, B IR, L R R R0
4.2 CNGAI-RP B FH K YT S 2 2% B A8

ANKIFEFZ 68T MM (induced pluripotent stem cell , iPSC)
AT LA B A5 T 28 0 0 A0 L, 5 4 R Bl 4 9 O AR 0 R L,
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FHEB O VB iPSC AT AR B9 = 4k A ) 5 35 2% E (retinal organoids,
ROs) EA7 5 8% H8 [R] 0 33 1% 15 5%, S B 5% N 28 10 I % o5 42
HET AR A R B DT ROs i £ Rl 0 5 4 i 2 A, EL &G
R HgVE R AT TR B A R R B A TR R R
ML | poi 38 % 25 0y 07 35k AR 35 DR 7 A0 I R TSR 36 DA B3R 7 O R
I FRATITEAG ™ 5 1E % % BE R 1L, 453 PDEGH BUW 8 5 i
FRE iPSC #F— 2 A Y ROs 17 76 BUAT 40 il & 5 B 4 A1
cGMP 7K 5.3 T AR 4F B /R T PDE6D BUR A8 5 1 & i AL
1 ROs 9 4 B BB 55 22 A IRD, 4035 RP | Leber 5& K M
B JC K4 RAE | Stargardt J5 A Best J5 ), HAT, © A BFoT A
SETHEH CNGAT JE R BORAE SR K WY iPSC iR &Y H
i T AH 56 ROs 55 A5 B0 b e 1 38

5 CNGAI-RP H3iB¥7

5.1 HPFRYY

2017 AF 2 ER A IRD £ FAIT 259 Luxturna 3515 36 H &
S 2 B R R IR 24 R R At v T o R R
PG Y7 U B AR M bR AR DR Y Rk T B TR Y IRD
BIH R TF-Br, CNGAI-RP Al 38 o 5 K QIR I7 8 I i 3 48 DL Y
FE DA Sfe W 42 340 W RS T AT, BRI 395 7 (adeno-associated
virus, AAV) JE B 4.7 kb 3 [H 41 (9 5045/ DNA 9% 2, i T8
1E 3 R4 DAL 5 2 A i b J2 B R I R N R A R
FIENFERR AR — " HETE X CNGAT-RP [ AAV 3 [K %
FEIRIT 259 VGOO1 (I IR T 4 %5 . NCT06291935) B F 2023 4F
9 H A% BRI 245 b 45 B R I R i 58 B I Ak fE . VG690l il H
AAV VE R 8 o 31 55 R s e 5 5 Ui 28 CNGAT FE R 1l IR
ISP TRk — L WLEE . BF X CNGBI JE B B FE 19 AAV JE P b
FEVRIT IR H A, — T CNGBI N R AL 3 & ( AAVS-RHO-
CNGBI) ¥ ALBIFE B J8 311 ERG 458 WK Cngbl FURAE 5 R
LB T VE 5 AAVS-RHO-CNGBI J5 12 A 7 N HUAF 48 Jfa 2 fig
WA 5 e 2 SUAL 24 I B 7R Cngbl 75 WUAT 40 v 35 3%, W) i)
AAVS5-RHO-CNGBI G757 T cGMP A3 % LR JIESE T Ui fig
P CNG 3B 9 R . CNGBI JEH b 78 ¥4 97 A U0 405 3R 42 7%
BITHR, XN CNGAI-RP W FRIT IR TEES % A
TS YA A ST DL R R AU A AAV SR IR B RR
JT IR CNGAI-RP ER T Bh —Fh AT fiE
5.2 IR

WHTATA 76 CNGAT SR BURAE 7, CNG 3l i T) Al Bl g 5
AT A0 A M 0 1 R b A0 N IG Ca™ HT cGMP R B &,
] g SE A TG PKG 5l M R FE AR A . N E o 25 9
FEAIML N cGMP K-, M4 cGMP {55 14 5, ol ] BH. 1k =% 6k 2%
AT A0 AR P . BRI A L R & CNG 3 3 2 g, {H 3 4
90 RO AT 448 it 5 PT I 4 0 o RO AE A I
ST . BB cGMP/PKG 3 % 7] % cGMP 25 814 L #
e A S P R R B M B T cGMP K L W] 5 PKG Y
cGMP 25 & 445 & (R 238 5 BSOS BT 78 O 278 4k, 52
PR PKG A58 4V |l P4 - DA i 38 5 B BF cGMP/PKG
15 530 I SR B WU AN (9 FE T B RS B IR A 25 4 i %

FG0, T3 M T T cGMP 2 Rl & A5 A h 4 Ak o, g 2
o % 7 i i 32 B O A L, X R cGMP AL 25 G R T AR 2
W% RGEMIEIT TE vd1 vd2 H vd10 /) BURE 7Y m S 80T 40 1)
B A5 R eI AR 17 B 25k ak B R 9 #E 2 , cGMP 2
LY IR R IT KW AT AT, H AT DRUGSFORD 3 H (I
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