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RNAR 75 A o o 3B R OB LR AIER O —>Th 5, RNAR T T A 20 Fh BIEICHIEATRE 24k & L
T, BEEERLO—FETh Dsplice—switching oligonucleotides (SS0) & WZHERE 2351 B 5, SSODVEMEFIL.
pre-mRNAICAE BT H AT T4 LV VT2 HAHET 52HETH L0 0, RNACKTBHEE 1% & 5 B I CEMZERE %
SSOIZHE AT BILAN L, T Z THOERIEER & ik L TRNAIZW T 25 A 1 O E OB ARG (R E)
ZSSOICEATIVE, IRL AT IA VT EFITE D EB X7, Lol ZRAETUEE % SSOIZE A L7 S 6
DTN L7, WYREFRFHI DWW THBILTW e olz, & 2T, ZEEAENRE ASSODBLFIFEF & Mt L7,
AMFZE TITEBE T L % Duchenne B 2 b7 ¢ — (DMD) & L7=, DMDIZHIRIZ1:35007> 55000 A DEIE THRIET
LEEREBEMNEERETCH D, FKRERTE L TCUDEB TP LNERS>TND, DIDBEFIZ T L—AT T b&fED
REEREZHELTWDIFANEL, AT ITA LV THIO—oxz% Y L AF o7 (BS) BIEICL>TT L—AaY
7 FEREETE, BENTRETH D, BSIZA T FA L ZTOBBTZX Y U AHARITTELR T, =%V DR
FRICE G T AT TA L TRFESSOIZ L » THAMET2HF TCATHICESZ2ER TE 5,

AN INTIE, ESTEMEDFAMNICBE U CHEEEAN R ARALRE 2 3H3HRINL LT, 1201, DUDEAR T % 2 EFH
THMMIE T B, qPCREE & FLAA D D HIT & THAF N ORSEE O @ WOESTEME O bl & i 4 5 3R 2 iR Lz,
2200IL, DUDE W L3O ENZ 7 &R L CESIEN 2 M+ 2 Mk TH D, "M ar T AT Y —
=27 (HCS) ¥ AT LEMABEDLEDLZFITLD, MIBOREELDONAG K, PCREDEAELARIEIC/RY | —BIRIERES
TEPE DM A FI I 72 o 72, FER. DMDRFZEIC I\ CESTEMEDFFAMIZ 1, WIRKEFE M A & RT-PCRA LA A o 7o 3
MEZAMER STV, Lo L. OB 5 M DD 5 - DR 2 HR T 5 DI b 2 B8 T 5 LB H
V. ESIEMEOFAMIC R 2 3 2 R ME TH o 7o, B L7 2 O R AIEE 2 AV 2 8l o FiiRiL, Z o
MEERI LT AERRTH D, —FH T, DDEEFWHFZHNTWeled, BREDOVA M T 0 2R BEORBL
EESHREZFMT 2 ENTE RN o7, £ 2T, 3OOOFERMIEE & LT, 52MI & 5 RDMNE O DD {5 %
CRISPR/Cas9> AT NI XV 7/ AfFE L 72DMDE 7 /VARIERE & 37 L 7=, DMDE 7 /LAlIakk L. DMDAEFE D@51 K&
EHREBH L TR, Z 7B LBV T HESTEEOFHMEA W HETH 5, DIDERFIZI T % DUDER T D K IJHE
BUIZIEIZIEY | Mo R RERD L MESNTWD, 5%, kkx REBEFRIEREE T 2 BEF I L TESKIEL
AT L2HENEE LW, Fl BT RERICR 513 EBEFOFMR CHEMAT 2 PIREEEHZFMAO AFIXREE L 720
I DIENTHEENT, DIDET /VHIEERIT, ZOREEZMRTIALRRTH D,

PA Rl R 2 AV T 2B I IR ASSODBLFIER BT A4 Mt L 7c, £ 3 4B MRS & L Tlocked nucleic acid (LNA)
B L, 43FEFEDOLNAEASSOZ W THERY & L2 DUDBIE 3% Y U 58% B L < A% » 7' 5 SSODIERI RS & A
IV —=v 7 Lz, fER, XA e Py g VIESTEEO B WEMES A R Lz, BH LU ENR
FNZ ST, LNAEASSODLNAE AEIA, AR ICBET AWM 21T 072, FES. LNAS ASSOO Hieitd 7 Bl 1 3% 5Hid o
etk iE 2 A LT-SSODESIFRG & K& < A D FN G h o7z, INNEASSODIEIEE Z MR 2 FCT, RNAICKT 5
A DD CEL 72D £ O G LI RE O WLNAE ASSOIIESTESE MR T 2 F, - A EmKRBEEZIERT 2
FTNnghol, I T, BLmREEDERZ I T 28Ig & LT, MIEMEMEREZ EA L, 77 = I
D S TARETERIC B 59 2 FEN W=, 7T = RO E T2 KK T 2 H RIS A% B8 &SSOl E A J nUE A &
AR EE RO N TE 5 LB 2T, MFTOME., HEEEMZEOZ A XV LNAE ASSOD B & RS DAL
ZNHICE . ESIEMEA M B L7z, D F U RNAIZ KT 5 #5623 eD T i WLNAELASSOIE A O IR s 2 PR § 5 T
HEAIRNAC S5 7 7 2 ARHIR & du, BSIRMEDMER L COFA R ENTe, F72, HIEBEMEROEANICL > TH
O A TE DI Z JIH 3 0E, ESTEMEDIEE S ATREIC 2 D H N 00 o 1o, RIS, LNALIS O ZEFERIEL R % SSOIZ A
L CESTEM: 2 7l U7z, BHFIEE THA RIS U7z FriR 2B E%EE O Amido-bridged nucleic acid (AmNA) <°Guanidine




bridged nucleic acid (GuNA) ZSSOIZH A L. LNAML ASSO&ESTEM:Z i L7-, #5595, AmNARE ASSOIELNAE ASSOIZ
Feig UCESTRMEAS M B U7z, —75 . GuNAMEASSOIXELHIERFHT IS U CESTEMEDN K& < ZE b L7z, BA BN HSSociH L7z
DUGRIEE 2% E L, BSIRRE A Mt D N EEN R SN, —FH, =X Y VEICESO#MS ENR R 5 HR MO
TV, &I T, DIDBRIGT =% Y 500515t LT b RAGTUL ERE ASSONESTE M & R 0 it 217 o 72, DUDEAS T
TV VB ER & T A2 IEOLNAE ASSO% it L7228, ESTEME 2797 SS0% AT HN TEX Rh o7z, JeATHrZED
5. 2°-0Me RNASCPMO % 3 A U 72SS0% I RIFFICHE A 32 4 7 7 /WEIZ K o TESIEER M LT 2 FER M5 Tz, £
ZC. LNAEASSOIC b 4 7 T vk &l Lz, JERICEOESTEMEZ R L, INAEASSOIZx LCh b 7 T k4 A
ARECH L FHEFO TR LT,

AN TN TULESTE M O FFAGIZ 58 U 72 FFAI R 2 R L, RETUER S A SSOD BLAFR FHT DV TRRGEE L 72,
INDEE LT, AUEIEREDOSSO~DOFHFTREME A LI THFEN TE /2, 4%, TN OMAIZESNT, AOMED R
WSSOSBAFE &4, TREBIAER L L USH SR TW S ERRE S D,
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RNAR 7" Z A o v 7 ORI FTEE & 72X, 2 < OBEBMHEEEOH N /RIRRIEICORRN D 2 &b,
KRERLO—FETHDL AT T A AFfHlA Y TX 7 LAF K (SS0) ITHEANEFE > TV DH, SSOITHE
B Tdh DB F Dpre-mRNAICHE S L, A7 T4 2 FIRF Epre-mRNA L DA AEAER ZHEST HZ L T
HEREZ RIS D, T2 T, HiFETHD F ML, RNAL OFE A FMEICEN 720467 A TR &
B#H T2 2 LI L VSSODERER LS AIBEIZ 2D & VWD B2 DY & DuchennefFY A bu 7 ¢ —
(DMD) %GR /B & L 7=SSODELHIERF - BERERHAMIZ B~ DA% 2 M HEICHED . LIRS~ 9 Bl
WSR2 1572,

1) SSODFEREZ fE{HE/N O LFHMET 2 2 L 2 B E L. DUDE(R T Wi 2 2 EF BT D M rk,
DUDEAR T Wi N 23D Z X 7 O3B AT U CIEM: 2 303 2 MAark, 528 o oup
BAR T Z#CRISPR/Cas9v A7 M XV 7 ) LfEEE L 7-DMDE 7 /Ul ik o F 3 F oD B S A % A A % D
BINLIZER P Uiz, F70, S HIEEEDREIZIS U7z SSOREAM 2 DOREEEIT R LT,

2) BUAIRSCEMNLE, EMi% D 572 2 206 N TREIRPEHSS0 & 5 Rkt L. LRE 0RFHi-% 2
WTEMEDOFHN 21T o 7o, £ ORER, 1k L 1T R DSS0DREHEE 2B T DICE -7, £/, SSO
D H Em R EBTEEIRTIC e85 2 L2 R L, B EmRIE K Z #ifl§ 2 72 0 OiRE
FAVEM 2SSO 9™ Z & T, EMERENBO 6D 2 &2 FRINITR LT,

3) BEHFEIE OB N TR L, SSO~E A L7ZBRoiEM A ERRICHOWTHEE L, A TERE D
CATEE 7 ABCONLE 7 ERN R D L ) BLERIEWE R A2 ST,

PLb. KEGTE & D BT ERRIT AT L B AADZ & SHDORAFEMEIZB N THIE
HICEREOWLOTH Y, Bt CERY) O ITET 20 LiBv 5,




