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[0002] EAEKMEAE FZAR (DMD) , HFX Duchenne®L'E F=A K 4iE (DMD)  ( OMIM
310200 ) 2 W —RIATHENVE FRAR G, BWZEN 3.3/10 7, &7 A 52120~
30/1077 , NX—EBBR B AL, R EE BRI, W RBURER IS #, 8 H S LA K
i, LSRR AT M 1 X R AR R i, TS 22, H BTN DMDER = A3 3013697, VB FRA R
iE W) TR R D RAR Y6 T v, LG SE DR T v i FH R S5 2K i

[0003] LA A JUL PAJ 6 AL 2 B B i 12 7 2 fi] P DMD 25 [R] A 2R Y, 1y HL BB [X 531l & DMD 3k /&
BMD , tH 4 A Al PRAZWT I “Gebmate” , Fowh f BAT — 2 i) B P o B RUR I (22 B PCR, MLPA,
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FR YO, IR 5 VA AE AR W) = 2 9 B s 25 7 FH S e PR A7 AR I 9 HH [l i« R
BEAGE HH 3073 SR ARSI A HE SR AU A 5 B N — e 040 o 22 DR A W B SRR L 2R
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[0004] A B H BIAE T AL — PP AR 6 3% E AT R 2% 7325, DA R SR
Hh$ IR UL A 2 R B B 2 I8 2 AT B DMD S (R S48 2 AL, iy HLfig X 1) & DMDk A2
BMD , tH 4 A A PRAZWT I “ bt , Fowh fd BAT — 2 i) B4 P o B RUR I (22 EPCR, MLPA,
Sanger il 7> A5 8 &0 77) B AR BE 8 TC AP I I AT BRI 22 B a2 A AG I B L (EUARS W00 i 5
F YR, IR 5 VA AE AR W = 2 9 B s 25 7 FH S e PR A7 AR D 9 H Tl i« R
BEAG HH 35093 SR ARSI A HE SR AU A 5 B N — e 040 o 22 DR A W B AR A L 2R
R B B, 37308 B A L AR B2 11 ) R
[0005]  JsiEil bik H i, Ak BFR AL AN R HR 5 5 s — PR AR S G g% AT R I A% i
FLHE AR « DRI AR S 5 A 4 ZHT I AR B, R I R 4 45 15 3 L JE AT EL R A
AR YR GTE JERAR L 5 BT 388 J AR 4 235 A R B A J AR 4 b 1 DMD T A4S 11 334 105 T 4 B 8 5 T
IR, BT 2 AT B 60 4 DMD T4 1) i R £ 4 2% it
[0006] PRI, Fridk AT LI P ity 20 T 45 R AT WRE B IR R 4 A 1, il e Ak 4 &5
B i EA LA TR R RE R R ARSI /4, TR Rk & 456
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2.00— 4.50mL, V& 2J & i , {5 FF 9 5 30m i n 5 21 B4R N 5—-20nmf) AR 4 V5 W 5
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PR 4 25 5 A 86 AR 4 VAR 22 pHT . 0-9 . 05 N A\ 61g/mL—15ug /mLDMDHi A4 Al
P75, 10000 pm 0 30min, K B 0o I SR TE SV 2 5 A BSA L IRERE I AR v i 2
VA T I 2 30 i T 24 U R T S

JE T 2% B DMDBTAR FHO . OIM, pHoN T . 4RI PBSH B0 . 5Smg/mL+ 1. 5mg/mL , £ 05, TG
53 M B % Lmg /mL « 2mg /mL , x4 J 60 4 DMDHL A, Jia 4% 2 Z A4k = 0B 1gG, S8 J5 FHMR A
TERSBR AT 4t M5 E 4% . 2ul/ e AT RIZ 05 f5 T4 s

PRACAR A 2% < O A I 2 AT T T8 A JECAR P FR SR G, 7 AT A T2 — R84z e
G256 1 B AR S 45 G I 1/ SR  FERAR S 25 A 3 — s 42 REG B RREs, F I 14
G 2E A L/ ARG s 75 20T LA CLE — M FE AL 28, 3 TR ) 1/ 1205 s BT ALH
U B 1 JEG AR 1) 3 ~ Bmm T (1R 4K 2%, P2 N BERLR N, JE ik 4R =

3%, Pk S5 P 751 9 1 % BSAER 0. 1% PEG-20000.

[o008]  fRIEM, Tk AR R 2 3 R AEIR FE N20~25 °C,IRSE/NT30% 1 % N 58 R .
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(1D A J B XTDMDEE R 79 AN4M LT B IAR AR50bp P & 77 A A S T 0 & 7 X
KA AT 7 H0 5 vF A AR EE . DMDIE PR AR DG B RAL T A T B & MR T 5N & 7R
A R T S SR RN M EEHE L ORISR AR R R AR) M AR A LR
[0010] (2 SHLA W FAL M7 VEAHE , 4 & B B R R Aar M 4R g 8 — P A I DMD 2
DRI 3% Pl AR (5 S, LA AT DRl B I A& R T P A
[0011]  (3) A BH SR AL A MIDMD ) 4 28 JZ AT Ak 4R, R FH 4 4 9% J2 B BOR 6 DMD A
HEAT RSN A W R AN 75 2 B S AR A BB R AR, il AR AR , R OR 4 1 A
JEL B ST B ] bb B2 ] 40 A 7 V408 T R %
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AR B HR R S AR, AN AU R RN B3R A R QU PR 57 Sh T3 R BT 3RAR I B A HoAth
St 18], 0 T AR A B ORI I
[0014]  sEjiifsl1

AR St B AL T — Ffokar MDMD I A4 4 G 9% JE AT IR AR R, FRER AL XAk R 45 7
s
[0015]  — T Ek

DMDA5 S 1 FE X AR  SE 40 R T eG4  Abnova A & 77 i s S48 « Sigma A & 77 s IR
2F 4t 3 (NO) il : SARTORTUS (FE[H) ,CN140; f8[E 28 2 R Hr 2 w7/~ i s R MG E EE - BSA) L5
£, BEPEG20000, AKAERH ST =Sigmay™ i - VB BRI N AT AL B -
[0016] = ARG Il Tk
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1.4#4100m1 HauCl14f10.01% /KA NI % A7 EERR = /K VA2 . 00—4 . 50nL , JR ) %
s

2 SRR INFGE 95 30mi n o IS AT W22 3)7R B (0 1 B S TR /KIE IR EAT R R EN NN J5 - 1R TR
A5 IR AL, ST TR, B S5 IR R RS L — R 4 A R 412~ 3min, BRI E BN
5-20nmf1) B4 G VR

VA EIR E R fE 78R /K K2 22100m1
[0017]  DMDHUAAR S 3% Gxhmict : FHFTAR R — N 1E id Ji 7)) 46 BLAR N5 -20nm ) A4 £ 1 Wi »
1144 52 i E B = A 4, 23 31 FHO . 2M K2C03 K5 1 W £ pH7 . 0. pH7 . 5 AIpHS . 0, 4R Jim K 7%
W B TR L BRE , #A100m LA BOINNO . Smg « Img i b ic FDMDFT AR 2218 in
B ARG A, AR SRR 2 N, BN B2 B0 1% IPEG200008% 1 %6 FIBSAHE 1T &
M1 20min, FRic 45 o5 LA 10000r /mES L, 3¢ B , DTUE 250 %6 JEARFR I AN F FC LG (1) R 4
& TAEMH (BrBSALRERE , v G ISR T V& 1 7)) o 98 5 R 1o JR A4 4 0 Vi 4 L m LV 0 e
20cm2 ¥ LU A5 IR T 35 R 2T 4 S ol SR P b, 7R3 P 37 °C L 28 42~ B /NN 1) Bl e 928 4 45
Ak,
[0018]  JZHr#iil#%: FHO.01M pH7.4PBSH4 /L4 DMDHL A FA FE 0 . Smg/m11.5mg/ml , *EHT
R TgGr A B i Img /m1 « 2mg/m1 , 44 J5 MR A AENCHRE b 4%1 . 2ul/ emiBE4T 73 i) R 26 A 47
AW 28 J 388 it 60 4 DMDHLAA T2 1, Jofi 4% 42 Z 0 E Hi R TG, B0 56 i FENCIEE R IR FE 3T °C , AH
X P <30 %6 ¥ 52 (] )82 ~ 5 /N o
[0019]  RARRAAE  E TR N, IR FF20~25°C, M FE/INT-30% , BURLE AR , 14 A3 1
NCHE i B 7E SR JECAR I HH SR I, 468 Jise Ak 4 45 2 BB VD A5 38 1) 9 5, TENCRE TR — Ml 44 42
AR 4 1 BB AR G 45 6 T 1/ SR UG , 76 AR 4 5 6 B o — MUFE B RGG B RE S, #5 i
PG 256 B 1/ ARG NG s FENCIBEC LR — B B R 2, FE MR 2R 1/ 1285 5 B )5 FHAR BT ALK
I 5 9B R 1) A3 ~ Bmm B (1R 4R 2% , T2 N BERL R I, FE R AR
[0020] A jita 5 , L 16, 4G AR AR b R 3 IR R 4 45 7 38 L JE AT JES R R A A VR A
HAZ ARG AE IR AR A
[0021]  Asizpta b, DL IR, AT ZR T, 4% R ZAH B~ AT BV 5 JEHT BRI K B 7 TR AR TR 1t
B
[0022]  ASptifg e, Ak ), s 2 T ad it £ 4 A DMD ) FC X6 A4 T B o
[0023] Azt fsH , A3, e 2R Z3E 00 4 2 i B TeGIUAR T il o
]
]

[0024]  ZRSEJita 5] , PRI, DA% 2 5L T BTk JE T I A S P SR MR Ao B 14 S 40

[0025]  ZRSEjita g rh , A i), JE AT BN R RR 4T 24 22 M8 H AL AR5 ~ 15umiK) 22 SLAE S5 A4 I
[0026]  ARSt il , LRI , L AEEROY I IET Y R Bl SR WA , R A SO IR K IR 4R

(00271 RSt il , LRI , L AEEROY IS ET Y R B SR WA , R A SN TR K IR 4R

[0028] A< W) LA JE B R Ao PR AE - SR FH B _E 73645 3 (1 e I DMDFR) S 8 J2 M ik =
AR 1 R R A i 5 2 TR AT R IR AR ORI o 2R R JERAR A4 B, P it 2 A i
R PR S 00 o A R R B AR 2 G 3, i AR < 5 5 RN 3 I AR AT BRI
TR 25 G PR IC A DMDRR LY IIPUIARH J AR G 3 o JEMT D9 R 2T 24 2 I8, R fL 426~ 15
umff) 2 FLAFEE A, LR JZ BT I b R RS A L TAT ARG I £ T A0 it 4% 20 7 o JHL v S I R < 45
B BRAS I 28 T D9 DMDASE I 2K , 368 38 6 5 DMD F) FE Xot 7044 2 1l s i SR DMD ) FRC %o 4R RE % 5 1%
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PB4l & B LS55 HIDMDI HLiAR s e 45 & o B AR 28 BARE HU R LeGHU AT G, oA T
JEAT W R S LR 2% )

(00291 A& MIDMD K] G € 2 M 1k 4% FH e U AR5 U ot o 65 AR5 I ARE o 0 B 14K =
15min Py, AR FEAG TG T e S 2 2R Z 10 S i 0, P Fe A5 JUAE ot o DMD AR (1 155 0 o A A T 22
St VA ETS S ANCRIE e R S SR AR LN I DR S VAT SARCRY valll S A RN TR
JUARS: WA e DG BCDMDTAA &5 B I AR TN R BR 35 4 2 7 A St JUl e 0 45 SR TS24, 5 B
BEAT RN o

[0030] 5 L i Aor iU DMD 5 2 J= AT i AR - FH 5% J80) LARE A AGr I, D9 DMD S5 5 Bt 1ty 8 A AR
it B, 4 R DRI g 92 (e I8 2R e 4 — 20, Wi 1 AR A 2k

[0031] i i 5 JDMD , 47725 R A S8 1) A A A 2 T A7 AEDMD S 3 o 1% S B SR M ik 4K R
FTLAN FH -2 U FU0 2230100 7 i 07 A e FH 298 2, AN/ 2 60 B O AR AN R B R A
IR Z AR AT R DU, BASAIR , R s SR HE

[0032]  RUVE CL2eo H R IR 1 AR 5 B (0 St 451 xS ) A S B AR B30T 5 W LA
BEAAE A B B AR 5 W 11 s B RURS 1 R 1 0 1 AT BAOKH X 8 S it 1) BE AT 2 P AR AL B TR B
ANAZ L, AR S ) 90 BB bt BT ORI 5K K HL 25 R PR €
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