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1. 5B EOMEMT RO E SRR T 5 AR

TTEET ANV (AAV) 1L, SARTANART 4 X R YA VA& (Parvoviridae
Dependovirus) \Z3IN5—ARKEDNA VA NVATHD (CCHk 1, 2) . BFFAM AAV X, EHiY
(2T T ) A IV ARBSAIVARA T A LV REED ANV R— T AV ADIFAENRSLETH Y . HIRT
VEHESE L2V (TR 3)
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ERAR
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& T 5. AR T X A E O RAMRELIZ W T, anEE AR Z £ 5,
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4. BN LT ORI R OV Y B K 5 IR E R BLO L ENE

ABUR TR R WA LT IRIE, AR TR A ED—ABDNA 7/ L& LT
FIET D, Fo, ABE TR AEWSEIE AR AAV O 22— REIRELS] (rep X cap Bin
T) ZFRELTEY, BOEMELFERWE, MIRICEAR, RBE R AMED T
J BDREGIFETE Y — b L UTRERIMNIAFIE L, R~ OIAT L D ZEREFRD Y A
ZAES SN

AR THELHE 2 A ER L ~SEAN SN D & ABAR L 2 A% O — A8 DNA RS
FUBLIR ARSI DNA & 720 | el Yy — A e UTIEET B, IEDZHIIIZ VT, Al
{5 AR 2 A5 D G S OB 7R BT ) B R I RRGE T 2 2%, TERICHE L T Dl
IZBWTIE, RBETERXAEMEOS ) MI—EOHM ARSI, T 5,
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I — ) [ —
I . it A A A R S 5 2 sic X |
B s T LRI 2 L K 0 HEOELS (CAR B v ) AA TS, AR
TR, ERRICE N2 BBy N2 | EAT D008 =S YT
vy a— LTHVWeR S, s | i e caiAEn s
B, A n R X B O 7 AR O ITR (FHEA Eh vy (B 2),

Atttz % % [ e <R 5B T reAAV 24T 5 AR E T & A2
W, D THITH D, & BIZZ D rcAAV BEFAERI AAV L RFRICA V=T A LV ATH LT
T UANARONVNRAY A )L A & DQILEGER 20 E D FFICITERS 5 2 L IR FTRET
b5,

5. IS TR X AW O K OREAN O 715 ONE Z 40 5 O RE K OME EME

ARIEALFHEHL R A E DR R ORBRNE, ARBAS #2550 R AR A HEIE 2 1E
BEIARY AT —BHEEE (QPCR) EE2FHWTIT S, ABAB THH X B o sz s
% qPCRVEDBEEL Z MK 3 1IZ5Eib 3~ 5,

CTX130 (25473 D AEAn -1 2 AL % 2 46 HH 9~ 2 BB TE 2 IR 4 K OVIRK 6 (2 FCik 9
%, I ] O W 05 Z i k0 AR L A R B OV
B A L2 DNA Al U, [ o < 272 7 7 o~ — % T gPCR
EFERT D LT, REG IR EYSEEERT D, R QPCRIEOERERA (FIRME) 1%
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6. f5EIEEORET DT EOME OfHE S
15 EThHHAER AAV6 & ARBA 2 AWEORMIZIE, LFOMESNS D,

KGR Z D7 ) 20E, AR AAV IZIIAEAET 5 o2— REEECY] (rep B2 X cap
Biaf) ZBRELTWVWDZO, TNUHOMHEBIZZ—FINTWDE T A ILAX R EITRILS
RN, rep BN cap IS FIZF L EN T A /L Z DNA OERLK O AAV K DRI L EETH 5
ZEMDH, AN A LR L IEGL TG A T O AR R A ITER S,

KBTI Z EMED T A VA ) MZITEAR AAV6 Bk OE BRSNS 9. Wik
\ZAFAET 5 ITR IXB AT AAV2 iR TH 5,

AIBIEFHAML 2 AL, BT AAV & [RIERIS . Sr28HIAa J O 5y RN I L FTE C &
0. AMRE~NEAS N AAV 7 AT EE L TRERINI Y Y — A UTFET 5, B
AAV TlE, WO THTIEH D08, rep BIZ T2 XD B FYAIKRA~D AAV 7 ) D OFRNL R ZIVHE
ABDNE Z 5 TREMEN A STV D (LK 26), Loy LA G TR 2 AT rep Bin T %
KBPLTEY, WA AAVPHET L5 DGR EERASOIA R R IARRBEZ R L T DT
W, EEREAEA~OIARLT F L THY, D THTHIEEZLND,

ARIE AT 2 AW OVEREE, rep BT K WV cap Bl T2 H DO T AI K (AAV Ry r—
DI TTAIR) LCARBIGFELOTTAIER (A AVRZ X —FF 23 K) OB TO®E
BAHABEZIZ LY reAAV ME L DRI B D, ZOHAETH. UANVARYT ) AOERITHA
72 ITR O rep BAnT-. K OHIIFERPEL HET 2 % ¥ 7 RO MIA R cap BART1TE
BT AAVE LR —ToH DD T, BB TR X EWEICZLYT IO LE D, rcAAV R E FOH)
T~ DREGNE, BISUTHIA O, PR & EMS IO E L 5 2 5 1EEIEH 4
B AAV6 LRIHETHDL EEZ LD,
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1. FHEORE
b ROIREREZBHE Lz, KB EMEORENGE T RVl s ., 7E,
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S =

1T 9,
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L. TRIFEMEX N OB OIS I S U2 IRIRER O KA TIZB W TRE T 5,
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(2) CTX130 Dinfhisx N TOmEMIL, T LZRWEGRICANIIRETIT O,

BE~DOEEG

(3) HBFE~O CTX130 OF 51X, TEH Nk O o X E & B2 KB S I IRIR=EN T, BHFD
FRIRNICEE G T 5 2 L2k 0iTH, BEGRHT, 1BREN TORER T2 WS O
i/ NRIZE O 5,

RGN BRI & D JLER

(4) CTX130 W NT CTX130 (ZEHEH U 72 1R8Ny 7 BT — T VEOZRBIE R OB
MR OGS UT- 885513, BRI OMLEE K ONERR BT 3 2 158 (BBFD 45 4R1E4EE 137
5) ITHEAD EVREFERE TE D HALT WD ERPEIY) OEBUAR D BRI > THEET D,

(5) TBFtiER I CHRE SN REH O CTX130 2 FEHT 254813, BE SN IRECTEANC X
0 RIEALALBR 21TV, BESET 5,

3. EREZIT LD LT HFC L DHFEEHEORIEERIZI T 5 IHRIED FH 1L

CTX130 DRLGEICB W TCEE FEALZ B & UTHEH S 2 RBE THH 2 AW reAAV
DEENTWD AR S . £, ABEFHH X AEWED CTX130 IZFRAFT 5 AlRetklELse
BIFEETERNLOD, TOBRGFRIIBO TRWEEB X DND, LEn- T, Bttsfa
T2 ARBAR TR AN CTX130 FIZEAF L LT, BEOMHFIZ CTX130 Z#5-L
TR, TGO ARG T X AN BE D DRI ATREZR LUV TR E D 2 L iden
EEZ DD, UEND, BEDNDOARBR T WSO CRGAEIZ BT D IFHOIX
LT,

4. EMBREERENE L DB TNOH 5B 2 MBI+ 5 - o o E
ALY

5. FEBRESCOMMASE X LE AN TE I TV DR L FERIOBREE Cofi &0k,
P
N i1 1L X AR A

THLEE L7z NEM TR TH 5 CTX130 &2 V72 £/ JEER R AREBR OB 2 LU R IR,

~ 7 A% AW T2 FEER R ERER O R & B 5 1R T,

o aefhElER
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ZHEIRA S L, I 7 % % A R O e A A L7

(B2 R :. HE), 2o G&EIX, KEH-VICHET S & T ERKERHED
5. N - £ 5 L7~ 7 AT, TR OfERIC
pocis | re sy i 2 eE L.~ PEMORBER T, v
no CTX130 Gt o~ v 22 b 8t [ o s e o7z, CTX130 £ 45 R
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Z Ok 5 . s S o T
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T R0 RN ]9 o
-
—
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CTX130 DBt OEE D v v F T, FRAFT 2 ARB IS FH 2 AW FE ORI 21T 5 Kk
fERTT A DNEMES AL, FRAFT HAREE TR AWFIZTXTor y kb s
ol

ATEAGTFAHL 2 AW S BIRE 6 TR L7z X 9 IZIER ISRV LUV T CTX130 A fd i b
(27 L C b, Astts e 2 A% T
B UMM i S s Z & iden e B X bhvd, Lizhi-> T, CTX130 253
BECIX, CTX130 2 ik 7T 2 ARG M2 A% =5 FTRENE R
WEEZD,

e | 1 |
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