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of sodium valproate and amantazine hydrochloride in

e OEE (Fn0) : SMA(Spinal muscular atrophy) i, Jefafk 5q13 fEIK DT = 2 T{HlIZ
&5 SMN1 BE ORI THEEORTAMINC & 2 EERR OB XV 25 O EHME D FHY
ThH D, SMN1 & EWAHFEMEZ > SMN2 (%, SMA ORER O SMAIIT TiE 371 H 4 28—
FEL SMN1 OREZRELTNDEBZXHNTWVD, Kill., TADAILEHR IS VPAGT
2 )M, SMN2 O = ' —%, SMN EH 2 HIN S5 Z L8, £72 SMAIL OEFICT <> %
U LA RERRE SN, VPABIOT <% P rd SMA ISR 5 A0 0 Fpn
WFFE L LT SMA D & A ORGHE B G HHE il 2 32 L SMNmRNA & SMN &HF L~ L
THAT LTz, #ER : VPABRGOFIEE 7~ 2 2 0 ORI &M Sz,

FFeR R oM EE (3£37) : Spinal muscular atrophy (SMA) is characterized by degeneration of
the motoric neurons of the anterior horn cells of the spinal cord, leading to muscle atrophy
due to mutation of telomeric survival motor neuron (SMN1) located in chromosome on 5q13.
SMN2, high homology of SMNI1, is determined to disease severity. SMA II and III have 3 or
4 numbers of SMN2 gene. Recently, sodium valproate (VPA) treated with epilepsy,
increased number of SMN2 gene in vitro. Increased muscle strength with Amantazine
treatment has reported in SMA II patients. We studied effect of treatment with VPA and
amantazine using ccultured skin fibroblasts derived from SMA patints based on SMN
mRNA and protein levels. Results: VPA treatment was effective but Amantazine was no
effeitve in vitro.

AT R AEHH
(EHHAL : 1)
[ERESES ¢ A e 2 Sl

2010 4FJE 1,500,000 450,000 1,950,000
2011 4EJ% 1,300,000 390,000 1,690,000
2012 £ 700,000 210,000 910,000

G

FE
&t 3,500,000 1,050,000 4,550,000

WFFEsy 8« [E SR

P& D53 F - #H - WRSREBIRES:, /DNERE
F—U— RN /NEMRE oFEis

1. WFFEBRAR A D 5
FREVER ZEMaiE (Spinal muscular atrophy: S

MANE, WREEASVERIZE 2L, FHEAT
FRAIRLDIENED T2 D 425 D i Z ke L AT IR



jJ{EETM%@Ié:ﬁ“é/Afé/ﬁ@fm\ BB A%
PIBTHD, FIEF i, BRI IC D& TR
IR IR A3k S D, R (Werdnig — Hoff
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2372-0.005uME L7 B #RAME I S 2417
B UT-, o ha— L EUCIE R e MRHESE A
i (Lonza Normal Human Cells) Z MV /=, &
HDEEE M HSMNEE B FEY (SMN  transc



ript) DfENT D785 Quick Prep mRNA Purificati
on KitZ W TTotal RNAZHIH L7~ First—str
and ¢cDNA Synthesis Kit Z V> Ttotal RNA
7 cDNAZAERLT., ZhbHod cDNA%Z

SMN exon 6-8(496bp)% HEE 3~ Hprimer F
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SMNHEBEFEY) (SMN transcript) DT (X1):
Efarta—1 (K1oL—11) TiE496bpD
SMN1+ SMN2®full-length transcript (FL—
SMN) & D 441bp?  SMN1-+SMN2MDexon 7
DRI UT-transcript (A 7-SMN)ZZRD 7=,
SEHN 2N Z 722 " SMN 1 del/deliE B (1 DL—>
2) TiE. IEF=vha— /L L R0 E I L
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AR, ZHIVHDSMN transcript ([X1) &
SMNZE AT (B 2) Dk J 1%, SMN1del/deliE
B (SMAI) D REFEHHE e ~DVPARNIE
SMN transcrip®¥EINESMNE A O INZ R~ L
TeZliZ VPAIRINO A A R LTz ZAUE,
B E D2 SR LTZ, SMN1del/delEHF] (SM
Al OIEEARHELE I~ DGR T~ 20 D
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