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Duchenne B X A J4—BEDC A O T4 MRNAZEBIELTEDT =/ Bk
ARMYBZREIETORA MO T4 VEEESE., BRERODETZMNA LS LT 5HFA
THOTHDAREZERT HHDTY,

SEDBBROEE :
EENETEIRMBOH I EEFIOSEESNLCX FOT 42 mRNA IZFEFINZ THE
MEdDETEHETT

BEFARLEVAFERBILEGFERLLEVE BEENIINYA—LEENDS) %
BOWTHEMLE FDIKIZTEATSHEHDTLIz, LIS T, §EDAZEITELY BAIZE
WEBEFLARLTORBREEVWZET,

*mRNA DEE(E. BENRRELTWAIVYVICHEELEZIV Y ZHEESED LIS
K YUFTHEWET,

Duchenne X A7 4 — (DMD) EFEMNEFL TS MRNA £ED7 2/ BsAEY
BOTNE . RELTWAIVYVICHELEIVYVERXYEDTSHER I EIZKY.,
ZTOHEABMYBETICRTINTT, COIIVVYVDRFIEVTIE, RTSAPUTR
ERINDMAEZBNT S LICLYFEETEHILDTT,

T UOFEVARA) IRV UAF FERAWHEBREELZAETT,

RTSA VU RERIICHABHLEIMNDE > TOBIIEEMIZARLETOFEUR
AUIXYLAFREBEICRELES, #UITXU LA F FIE31IEENS/INSZ DNA
TREXETDHIENTE, BELELTRELGHICAFTEET,

RTS54 L TRERT :

MRNA HIEE AN S A VEPYIMBR TSA LV ITRBIZCEWNT, RTS54 00 DEMIL
FTHVVY A2 OV DRERBOEBEEIICL>THRESATVET, 512, AFE,
IVYVRIZEET R T VERICEARLERINR TS A4 LU DELREICEE 1L H#EE
EFEATVWSZELNBHLOHNERY RTSA VT RERINEFEEND K SIZHY EFLT=,
CDRTSA VT RERNE. RTSA D UTEHMREICEET, COBEEZT VT
DRAFNIAXYLAFRICKYTOVITDHE, TDIIVIVDRAFIYEVITHREL.,
MRNA DS ZDIY Y VDEHAELLET,

CARATA VEBEFOIIVYA9RICZIZIRTSA VU TIRERINEEL. TV VY
18. 19, 20 DR TSA LU RIENERICED LICBWTEELBEERIBELTLET,
CDRTSA U TRERNDEEENRT o F UV RAYIXY LA FRIZKY TAY S &
NEFTE, RTSAVUITRIEDBRERIZEVWTIZ YV 19MRTBHEINECLHEY ., mRNA
[CEVWTIVYVI9DRXTYEVINELBZEIZRYFET,

SEDBEX. 7oFEVRAAVIX I LA F ROBEEZEMHALLESIETEID
TY,
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ChETORB :

=6k, RABICEYBRAGHAEBREBA LT TEEL, 22T, CAETOR
REBAL. RAEEDANLGILEZHERLLET, SO LEHMREIERATEHFERET
LAMTHEONTE LT, KAFEETFIITHRARERDAEREVZAET,

1. SAMAOJ 4 VHFDOHER

Duchenne #FH A A 74— (DMD) D 1HTCRA AT 4 VEEFNDIV Y19
ADS2IBENREL TS EZRHLELZ, BKREZLICINEBTIE. 2R +AO
742 mRNATIRIV VY 19 DEIINTRTHELXTIIIVUVDRAFIYEVITNELT
WA EZRHELFEL, ZL T EBGTFOEEN DS MRNA DEEN 2 RUIZE L8
THEBBEZET, PAMQT7s @R LAMITTHRELE Lz, (Matsuo M et al. 1990.
Biochem Biophys Res. Com. 170:24; Matsuo M et al. 1991. J. Clin. Invest. 87: 2127)

2. RF54 L TRERSIDEA

CRALATA VHETRESNEIV Y UVDRFYEVTDRREFALHNIZT H=0HIC,
RBREDFTRISA VU RIGETHEVE L, ZhIZIX, 4FEED mRNA BB A% 1E
L. ZMhé& HeLa MiiBD#ZME &R ZEE L E LT, (Takeshima Y etal. 1995. J. Clin. Invest.
95: 515)

EEDII Y219 DEHZEH L mMRNAFIBRKIIR TS0 5%%2F, 02D
ADEHMNSEDH MRNA EHBYEST (1) , LAL, PR AT 4 VHETHLONIZREK
EETAHIVYUTRHRTSA DV ITREITEAFERBATLE 2) , PRMNAT 4 VP
DREBEEHEMOEFIZERLI-BE. T VERICECERITIIEBEMR TS42 05
RIGHDEAHFETH, COTYVERICEORIIZE) S OUEBEBICTIERICK > THR
LETERGIMIFISNS I EMBALMAELRYELZ, 3) . XLBFHMG I LIE. EE
DIHVI19DEINEBELTVWTH. PR AT 4 VR TRELEEHBICHTHT7UF
EURF)IARXRY LA FRERFMTBERTSA VU IRBIEHONELBEYELIZG),

CDIENBPVRINAT A VHEDII Y 19ARICEVNTRE L TWWMEEIER TS
AV TRERIE L THELTWA I EABHELMNIHEYELE, 512, FOEFIIK
TET7UFEUVAFTYTXYLAFRIZEDTRISAL T ZHIT B EDAIEETH
BT EMHIYFELT,

3. UUNFERICE TS5

RISA VT RERIIZHNT DT UFEURF) TR LAF FHEREOZTELED
[CRTSAVVIRIEEMADIENTEEILEEZE M) UNFHRICINEFEALE LT,
Ffz. TV 20%RKLT-DMD B2HIZCHLEBEALE LT, (Pramono ZAD et al. 1996.
Biochem. Biophys. Res.Commun. 226: 445)

IVYVIORDRATSA DV RERINHTET7UoF VAL YIXRI LA FRE
EEEEMHBICBEATLIZLICKY. IIVVUI9DRFYEV T HFEEBT 5 ENAEET
HUFELIz, SBIS. TI/ VY220 DR% LTS DMD OEFI O EEMEICT L THEH
[CZOVUI9DRFYEVTEZFETHENARET LT,
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RTSA VT RERIIZNTEITPUOFEURAF)IAXI LA F REEATEILEICZEK
ST, EHEHBICBEVWVTRISA O UVITDOBRIZBWVTIVYUVAXTYEV T #FET S
ZEMTARET L=,

4. IVRADEFKICE TS

BUCAROIL—ETIRIRICIVYVA9DRTSA4 LU T{RERIIICHT HT7 Y
FEUVRAA) IR LAF REEBRRICESETSE. AU TXY LA F FIEEH#EROZA
[CEBEL, SRICTVYUI9DRFTYEVINFESNFE LT,

5. DMD BF TR AT 4 VOHER
I9V220%RkLT-DMD EEDHMAZR. ChIZFUoFEVAFYIXY LA TF
FEBALELE TOHR. TIVV 19 ZRRLT S/ BEARYZBZRELZDR
A74 > mMRNAZ/{HEEHIT, HERACA MOT s VTEBSINDSLSICHY FE LT,
(Takeshima et al Brain Dev 23 :788-798,2001)

6. DMD DEEfE{L D) B A S EHI

DA T 4 VEGBFITFUOEVREENH > T, Kk Duchenne #FHTORA O T 4 —
LI BREBEN Becker PR O T4 — & LTHRRE SN FE L1z (ShigaNetal. 1997.
J. Clin. Invest. 100: 2204) ., ZDERKEKDOBEELITFT VL REEZHE LTSIV Y
UINRTSA S UTBIZREYE TSN, mRNAMSEKXLTWWELT:,

BEAE -

EZEMICER LA IX Y LA F FZREEEMNBIEKTHERBE L. 10mg/ml 3K % /F
BLET, TLT. BEREEZLEET7VFEURFTYIXY LA F REHFRE 1kg Hf=Y
2mg/Kg DE T, 2 BFREINTTEEOHIRNICSBERELET,

#EE. 1ERIC 1 EFTL. FH4EITVET,

BRLEAVIXV LA FREBEFEIAICES LHIIESETIZ, Duchenne #fHT X
PO —LNDMMODEETHRESINTUVET, TORREEAET L. TNREEELGENE
RIEHALNTELT. A LT DNA [FLEBEMRETIEEMEL VA EFT, BRDILETT
M. SEDREICESTIIBEIAOKEBOBREZHEIZITL. RALGREZTHE - TE
ERDBRHRRIZEZOHEIFETT .



