DI ZE XM I R

FHEMEAZMIE (SMA) TRIRIE AT 8 12mg (22O T

<HHE>

B A ZS e iE (Spinal muscular atrophy : SMA) 1%, B&HEME SMN (Survival motor neuron) # > /X7E DR ZIZED,
TALER = 2 —r AZEPE L DU OO 55 Ze i 2342 U5 B e AR5 PRI O A 75 1. R e ~ D B 28
720) T, RO CRHEOH T ZWVBIREERTHY, ENTII/NREMERERRICREII T, Sk 27
RO EERE T ETEATRRE ST 874 ATH, SMA 1%, EIC TR (% 0~6 »H ., SMA I 5D5EIA
60%) . AL (VE#% 7T~18 » H ., 27%) . I (AE1% 18 % H LARE, 12%) . IV (RS, 1%) IZ/0 ESH, g E AT 1 A
DS 2 B AT (R 7 7 2 AT 7o 12354 . TRIOK) 70%0 BE S N R E ¢, AL VAL M e 20 N E[RIC &7
STEY, BARIZBITDAIRYNHS/NRYNIIAET D SMA 2IROFREERIT 10 T ADHT=D 1~2 A TT, #Hett SMN
S B ORI, SMNL B T DR KT FAFRIA T, il E 1% SMNL BAR T DEERENE SMN 20 /S B )
PEAESIET A, SMA FRE Tl SMN1 s T 0MEREL TV 2 SMNT s T OIS B L, D BEO RN
SMN & /7B DPEAZ - TS SMN2 B FBRERENE SMN 2o "B ZPEAELE T, Ll SMN2 B ixF2»
DREAESIVD SMN ZL /RO B DRER G IE, B O IERERENE 2 > /X7 H (90%) L72>TUVET, FEBEREME SMN 2o /3
PENFEESNDIRIAI, SMN2 AR D7V T D 6 fDXIL AT RN C b T IZEEHIb > THDHIEIzED,
AT TAL T DM TRAEESNDRETIY Y T BRBPTLHILIZEVET, SEITHEATHAE L ZHPE SMN2
mRNA FiEERD 7Y T O FifiA b AFER T DT o F v AF VT RXILAF R (ASO) T, IV T DAT T4
V%I % hnRNPAL/2 22 /"B D& A E 524 T SMN2mRNA D=7V 7T OEFZREL | HERet:
SMN & HEZMNEEFT, 2k, EENE SMN X2 7B OFEANEIL , EEIHEEE D W E2h % (CHOP
INTEND #8227 | JEB)~ A /L AR— 45 SO a2 LD 58 10U A7 ORI A R U ET, AFRTIE, 2017 4 7
AN TR AUFS BEEAR ZEMRAE 1 23, 2017 4% 9 A THL IR DISh O 35 BEME R ZoMEiE ) O%hEE - Sh KRR I, BUEDOZ)
RE 2 AL BEYE A ZAIE 1 Lo TVVET,

< FKHIRBI >

B (AR TP 12mg (5mL)

— A (R FRNE TR A

BhRE-2h A RETERD R IR A

vk AR [ILRBERME R BREOSH A1 EIC & T ARa b, Pl b, 2 8, 4 8L 09 B
B, B 4 5 A ORBIRRCTEGE2ITO WINOHAES 1~3 230N THEENE 5,
[FLIRBILIS OB FEE RS ZERHEDO S A 11 BN SE TRt EE2 #5325, #IEE 5%, 4 BE O 12
Wz 5L, LI 6 5 A ORIBR T2 WThoHad 1~3 01 CHEN# 5,

ER5808H ER BHEHR |
0~90H it 9.6mg 4mL
91~180H & 10.3mg 4.3mL
181~365H i 10.8mg 4.5mL
366~7308 11.3mg 4. 7mL
731 6 i~ 12mg 5mb
H At : 9,320,424 [
(RS : 1) (5mL/J)
(262 RS RET, 2~8C DL TIRAF
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TG TG, RAOEGDOIVRTERRT 4y e BB LT L TR EML, B R EREICE]

BRI DL,
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<BEREANER>

M THOT o F L AA VIRV AF N RFNO BT ATFRARA 5522 B O @i MRS E % & e EE ]
R ELH K O G D | B R RS RESICODT2D | RFIO B 5B bART & OB G- B I E B8
i 5 (/R B OVBEIE RERR AT, T FERERR AL, TR REMR A Z1TO 2L,

<EHERLEEFS>

SMALZMrEn =L A3 R E LTz H AR Z 5 To EBRIL R 25 AR S v L (BE{ELRY) ALTE 5 5 sl [ENDEAR
(CS3B) R ] Tid, AL T W EESOB H1 94 (11.3%) (ZRIVEH 23388 AL, 806 7741(96.3%)I2 A FHHFR 1RO LN
TWET, F2REIMEANTFEEN(2.5%) . SR, &M RFBE, BB ALEZIER, IR, M4 % RIRAR T (KR L5
(F1.3%) £72 > THY | ERAFFLRITFEEG6.3%) ., (EHA(35.0%), b <E RS (30.0%) . fifi % (28.8%) . FFI 55 H
(26.3%) . PR AN 42 (25.0%) . AU (22.5%) &78 > CUVET KGRI . — 7, %60 H 2B 2 THHIIELTZSMAR
Frat G Uiz B AR Z & T (BRI R 55 AR & v L A0 E o B B S AR [CHERISH (CS4) 3R ] Tid, AL TR
844511124451 (28.6%) (ZFIE R ASFRD B, 84451 FF78H (92.9%) IZA EHFRAROOLNTWET, LARIWER LR
(9.5%) . 5 EBIA (8.3%) \ FEEA (7.1%) . NEHME 28 i 12 FE R B (2.4%) | W& (2.4%) L7eo THY, Elef FHGILHE
(42.9%) . EAGEREYY (29.8%) | B (28.6%) | Mar: (28.6%) | 15 7 (25.0%) . BZMk (25.0%) | &MHEHZ (23.8%) L7g>
TWET (BIHE - SN RIEIKGRE) .

<FLH>

AEUTHIE, BARTHD TRRBINTZT > T AKRESR L THY, JEBIZED DX I EOFEAEZREIT5
RNAZ X —/7 oy MZ LTz, HILWMERM R 28 35341 C3, — 5T, MAARERL THLHHLI LMD, Tx ERENEE
Fix, EEOE AR RN OBAL BB LARNG, MIEEE, WA, @ EFHEIC, KB 5I ek
OHIVET,

<BEEE>

1) AU TVRETE 12mg BHEEE,
O AL EEAEE QEEKLA LA 2a—T4—b QUMM LE @EVEREH

2) SMA IZBI 9 DS ES ERAEME THAIT 2 Web AR (NAFTV =l DUkl th)
ERREAfR A AIVT < https://hep.togetherinsma. jp/

3) SMA LRI DOIE A TFERINC TS T2 Web AR (NAFT =l DUk th)
 ERREfRAE 1AIVT < https://www.spinraza.jp/
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