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BIFEEN TGF-B 7 7 3 )~ F THDHIYAFTAYF U OBEREBEIC L > THERHEIER LI A B
O A VUFHVA IR T 4T Y ADBRHFRETRET S, BaxlE~A A REF CEEERIZOW
TO invitro7 v A VAT LERELTC, SAFRAZF o Ta AL D55 297 I/ BrLBRIN
BERZNEA T AT F UENRERORFEET A 2R L TE L, AFETIE, ZHICHEYT 57 F
F (Rp29) #AMLTHNAY -3 RIEEHAF A b7 — (LGMD) 1C €T A~ U A EEHILE
&5 %#1T-7, 2 BEBICIIHESHERTFEIERL, BREZLITRK 20%0HEMNE 2K L7,
B — 5 ST T T O R 0> D IR I VW CHDARBICUE T D L2 LT, £/, v/ A4 R4
F o OMPBBEZEETHD TGF-B XA T 1Y v ALFA =V EX T — S FEELEN L T RS FIESR
(Ki b)) OBRAFEIZL > T LGMDIC EF A< 7 ADEEME I A/ SF—NERICUWET LR, 20
ST S LC, BRI b B MIa~O/ME - SO REFERBRBOORD L eWLME LI, &
BliL, ~ A A AL FUHESTF FOLEBREEORESNE BIET L L bIo, BoFX T —EHEFEORRK
JERIC AN THET 21T - TV <,

A, TFRE®
VAT ALY F T ERHICRROICEBR TS TGF- ABERND D, BAITIINETIZ, in vitro D=
BZ77IV—5FT, /v I T UM TANRERHR AFAZF T oA FRELT, A FRAZF UH|
ERBIERERTHZ LG, WMALERHEGRE Mok HEK293 b MeIEBMAREHE L, =
ARsHdEEZLNTWD, FxBMEH LI ~F DRI v FAA L DFf2 REBICHSE T 565
Y-8 REHEEH A b7 4 — (LGMD) 1C % 26 TEFE®D cDNA ZHFEHR L Tv A FTAZF &M
TNy AL ERRFERE T ORBI L 508, ERIE LTz, TOMRBRE, 297 X JBEEN LR DHF
BEG~AARE T T T AOEEAESRD b, EOEBICHEA R~ A A2 F U IEEEEERRS
A F AL FUEIC L o THERESBIICHREL HIERERLL, ZOBBICHYT T TR
Too FICIEE IR TIIA A Y -3 3w A AR (Rp29) AWML T, 7 v/ RICHEML THEEE
FrvTFk ERTHEIT 520 FTHDH T LY \Z in vitro D~ A A A5 F U EHEBEERIRD S
L& o7 (Ohsawa Y, et al. J Clin Invest Nz, £Z T, AEEFZORESTF %
116:2924-2934, 2006), FH 4 1ZZ® LGMDIC~vY  LGMDIC E7 /v~ v AFRBICHITREEITH =
AEETNE LT, AT F FRUMESFEES LT E 5T, invivod <A F A2 F L TEMEEER.
AWz~ A 425 F U HERRIEZRRE L CREY BEREI AT —OREEMC OV T 217 -
WCIEBRERISHZITY 2 &R I E LTAIRERED T,
T& 7z, —F., BHTEEROEME LT Reld~v1FA
BT F MRIEOBEME LT, Barld~vA 4R S F L OMIESFERTHD 4471 Y - R
ZFr7a RAAL VZER Lic, 7a FAAL UE~ VA= —EBEZAEK (ALKS) (X1 58S
A A AHF O N-KiH 250 7 X/ BED B S F¥F—¥HEH (T BRI kinase [HEHAI) 2% x 7,
. CRMD~ A A AL F G & SRINIHIT 2 T BRI kinase [EFNI~A A AZF L DR TR
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DRABEESFINTHD, LTI FETIC,
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IEVELEER 2 MR bRV Ki (A E IR LT,
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fREEME C2C12 MERICIRNT 2 Z LItk - T,
REHENMER LHEEIRETL2ONITHONTO
S FHEEIC OV TRET & 1T o 7,

B. BI&EHE

Rp29 DfET R b a7 4 —EF < ZEHREG~D
RET 5 & AT

N-RigiC oS BES 2 m L7z 29 7 X/ BEgk
EroHans 7a FAL CHAEHREXTSF R
(Rp-29) #A&mK L, 10##E LGMD1CET V<V
ADHBEE BRI 5%21T -7, Rp-29 ZAHI
JEBAFIC 50, 100, K200 pgih L, 2 @M%
o, REFRET CTRPRIBO CTRE LTV HI
B fpmRE (CSA) ZMIE LA L7c (% n=7),
RSB IS 29 7 2/ EEAREOES 2 ¥im X
i ~27= Rev-Rp-29 # = br—L & LTCRHFTERS
L7z, CT \EHIC., EAFEEHEZHERL T 7
EELPHE LB, BRIEARE Ui, Eifkie
E{g &b Lo, Bk 5 (Single-myofiber
area, SMA)Z HIE LQ #EkH7=v 2,000 FHirHE,
n=7) U, MEZAUT Lz, £, v~/ 4 REF
v OEMBELRF CH D p2l OBEBETFEBUZOWVT,
# RNA % BB L CRRIT LT,

&5y F T BRI kinase FAEANZ & 2~ 7 A 2FHikE
3L DR

B Th D~ v AR C2C12 1%, 10%A8E 4

MERHN S 2% V< MFICZHBTHZ Eicd - T,

WE\PIREN RS L TR L 2o T M E AR

CREE AR LabL T ZEnmbh T
5o O in vitro MifARLE - 43{b5RIZ T B RI kinase
EATHD Ki {LEWERINT S Z I X DA/
EROFHSER~DORBIZHS>WT, ek s
ol EY Ki (LEMOREIZOWTRERELZ R
T8V, 0.5-30 ¢ ME TR BRFRICHIERE -
SEIMEET B 2 & R TER Lo, 20 [MICS&RM%HE
— L. HifaERE, 74 bXLAVLREIZL D MIaEE
fa%k (fusion index) T Z1T o7z, RWTHIL
v —H—ThdDvA 4T =" (myogenin) KLU
LTI —F (CK) OFBUZ DT sEfiRk{ b
FHNCIRT 24T o 7=,

(fw¥RE ~ DB E)

B ERIL. JIIKERKFEOEREWIET 50
RIA N> T2, £, B FHABRRE
BRI OWTHL, JIIRERREOREICHE ., Fr %

C. WEMRR

Rp-29 BT 512 & 5 LGMDI1C 5V~ U A fH%E
Mt I A NRF—DthE

10 ## LGMDI1C £5 /v~ 7 AFIIEEHH~ Rp-29
—EEprEs L, 2 BE%OTHE CT Tid=o
b — v & b U CRIISE B R T EAE (CSA)
1%, 50 ug<100ug <200 ug DIET, ARKEHE
(CHRDFRO LN (200 pg EEHE : = br—
JV 6.57+0.37 mm?2, Rp-29 7.42+0.53 mm?), RifEH
HOMEBEEMITCIE., = k= HEELT, [
B BEREEICHEADPRD b, 200 ug R58
TRK20%DOHEEBEOHREER L (2 br—
L 40.2+1.3 mg. Rp-29 #% 45 48.7+3.8 mg), Rp-29
B 512 & o T LGMDI1C &5 /A~ 7 AD R A
PEI A NRTF—NHEBETHZEBRALNE R0, =
AAAZF BB L DHBRIL. Oy X
WRIZEDEHMEShTWSZ &b, SMA %
7E L7z, Rp-29200u g G TIE SMA K= b
7 — /b 575.7460.8 um2. {Z% L T, 752.56+93.6 um2
EH B Y A XOWRBIBVD b i,
{E4F T BRI kinase [HEAZ X 5~ U AH 34k
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HTHHoTFEMBREENREZLOND, ZTRETOD
Fx OBRFTDLIRAY 3RBEH VA T 14—
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A — DR T JBEIEE I EOFGIFEMERER, EF
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SyRprREE E

v A A AHF B LD HEMRY LR & B~ OIS BT D5
s RE  TE O EREREEERT KROERFEHRR

MEEE

BUoA MR T 4 —EOHIEMEREROFREOETEIHIET 21003, HEBEEHC L LICHEELREL,
B OISHES 2 IET 28R ELEET A ENRBREEOa L T IA TV AOEED L DWBH THE
EChDH, vAAREZFUHERIELIZ D Vo EBANLATIBD THERBERIEO—D2TH D, Fik.
BIREBCRONABRGLOHOIEEMNAE C D0 FHEZE LT 2R RELHET L Z &1L
EEBECH D, AIETIL, YA A AL FUBEESELZ2ETIEAELHREIL, v A A RXFF UHER
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