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AAVEOY1A4T
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(DNZ?;‘EL;;:{‘¥0) hGRK1 CMV-chicken beta-actin CMV-chicken beta-actin
@35%%”%__;‘;!%%5@ (human rhodopsin promoter) fusion fusion
GOI D7 ZIVEESH5—-12D A X0>EE-2-Z)IJ7A—1 a-L-/X0=-45—-¥
(gene of interest BAIEIEF) (GUCY2D) (IDS) (IDUA)
Rai FERSBRED1x101! vg#H 11 i
" . = g7z EE[o], 2.9 x 101tvg/g brain% n .
(route of administration e n o AMERIES (AZEKE)
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[LCA1DIR[A]]
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) BLUHAKR (BZRA) OXZEAENEMERIZIEIECIRRRERD, JeE/AREL tion/lebher congenital
COMEENIE T 55, .
5, s e oy

[LCA1DBLITFiaHE] 2) -y~
RARMEBEIFEL S, LU T OLSBIPEREESTS. T —
BREEE NS TAL THR N RMIET, " proteins and dissase mechanisms
-EB%Z58<GR Y, CIB3FEDITAZIACTS. T-JIETHHS, ScienceDirect

LCALDBGFaBERFIRERTINTHES T FBRERLLTIIVIRY—F (@m7LILE
RPE6SEIEFAECLPELRIHRIRS A MNIT/ —(CX I B FHTFTEE) Hdd,
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https://medlineplus.gov/genetics/condition/leber-congenital-amaurosis/#causes
https://medlineplus.gov/genetics/condition/leber-congenital-amaurosis/#causes
https://medlineplus.gov/genetics/condition/leber-congenital-amaurosis/#causes
https://rarediseases.org/rare-diseases/leber-congenital-amaurosis/
https://rarediseases.org/rare-diseases/leber-congenital-amaurosis/
https://www.nanbyou.or.jp/entry/4660
https://www.nanbyou.or.jp/entry/4660
https://rarediseases.info.nih.gov/diseases/634/leber-congenital-amaurosis
https://rarediseases.info.nih.gov/diseases/634/leber-congenital-amaurosis
https://www.sciencedirect.com/science/article/pii/S1350946208000360
https://www.sciencedirect.com/science/article/pii/S1350946208000360
https://www.sciencedirect.com/science/article/pii/S1350946208000360
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Jacobson et al., 2021
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HD. RETGC1 (FNmERER(CHFDICRIEIROLEIEHAICH TS cGMP
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st EREA R 201998 ~2027454
TEBIER 15431
MERTHAY | IR A—T >INV BRSNS
aEgnEsR | RE25EER
‘18R E (Ak—b1~4) [ 6~175% (Kk—HK5)
BIEFRICL IR APEL 2R
LU FOLTOFRR =MD
MREE 1. m7LUIILOGUCY2DZER
2. RRBIEH (Best-Corrected Visual Acuity ; BCVA) <20/200 (R&L>. Jik—hk1~3)
Fz(3<20/80 (RRL >, d/k—K4, 5)
3. KT SMEEHC IR EERIE DY R B ARDIEEZ R
FER&HOUTORE%ZED, HETI%5
e Jik—b1 : 1.0x100%vg ({KAE)
IBTEES JR—Kk2 : 3.0x10%vg (FFE)
Jik—h3: 1.0x10vg (FHE)
%5 HARE 1EIED (Big5ZELL)

https://clinicaltrials.gov/study/NCT03920007
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https://clinicaltrials.gov/study/NCT03920007
https://clinicaltrials.gov/study/NCT03920007

ATSN-101 : RE P1/258% BxhEsFih

B%hE : BCVA (best-corrected visual acuity. =R¥EIERD)

0.6 — =mEs
— FamE
a 044 p=0-10 _
= o '
N -02- T
1
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/\ .________j'
”\; O —%:----_: --------------------------------- w -
PI< .
o
0-2-
0-4 | | | | | |
0 28 56 84 168 252 365

SRR (B2
BCVAILHEEEN ZEH S5SNI,

HiFf : Figure 5, The Lancet Volume 404, Issue 10456, 7-13 September 2024, Pages 962-970
Safety and efficacy of ATSN-101 in patients with Leber congenital amaurosis caused by biallelic
mutations in GUCY2D: a phase 1/2, multicentre, open-label, unilateral dose escalation study 3()



https://www.sciencedirect.com/science/article/pii/S0140673624014478?ref=pdf_download&fr=RR-2&rr=909712dc6c99cffc
https://www.sciencedirect.com/science/article/pii/S0140673624014478?ref=pdf_download&fr=RR-2&rr=909712dc6c99cffc

ATSN-101 : RE P1/258% BxhEsFih

B3N - FST (full-field stimulus threshold. £tREFEERERE)

A BENER B &RliEs B BENERS 75 ERliss C BRI o mliBs

— =HE
40~ p=0.012 7 p=0-0093 7 p=0-0036 e

e
=

R=251>hB50Z4t (dB)

LT | | | LT |
Opfed & G O RS> @ G
RS (52) BEEE (52) BEEE (52)

=SHZERF (1.0x101vg/iR) (FRGERF LR U THICH I DRIGZBRICIE U,
SHIER(E 1 FF2ERF R THRT L T UV,

HiFfr : Figure 3, The Lancet Volume 404, Issue 10456, 7-13 September 2024, Pages 962-970
Safety and efficacy of ATSN-101 in patients with Leber congenital amaurosis caused by biallelic mutations in GUCY2D:
a phase 1/2, multicentre, open-label, unilateral dose escalation study 3 1



https://www.sciencedirect.com/science/article/pii/S0140673624014478?ref=pdf_download&fr=RR-2&rr=909712dc6c99cffc
https://www.sciencedirect.com/science/article/pii/S0140673624014478?ref=pdf_download&fr=RR-2&rr=909712dc6c99cffc

ATSN-101 : KE P1/2:;5& T=21%5F
L2l  TRABSEEEER

REGIZR 15 3 3 6 3
STEAE 15 (100%) 3 (100%) 3 (100%) 6 (100%) 3 (100%)
STEAE 2 (13%) 0 1 (33%) 0 1 (33%)
1 15 (100%) 3 (100%) 3 (100%) 6 (100%) 3 (100%)
JL—R 2 5 (33%) 0 0 4 (67%) 1 (33%)
3~5 0 0 0 0 0
A¥KIpgiE 4 (27%) 0 0 4 (67%) 0
F1iiRgE 15 (100%) 3 (100%) 3 (100%) 6 (100%) 3 (100%)

FRIELEDEEATEAEL R IEPIET(CE O TEAEFERDEN O,

2B0(CHREVSHOEELTEAEFEMALL, IRAK. MRRIEE (F14F) THO. ANEFMBEESH NI,
AREIBEEDTEAELU T, BRIEN 261, BLRBARARKELUVHEF AN 1H (£TGrade 2) ([SEBHBNI.

1. Treatment-Emergent Adverse Event [RRICBIN ST, EEHMEPICEURREL(EZOEIE (IRBEEOEEGSD) 32
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