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Modeling the Early Phenotype at the Neuromuscular Junction of Spinal Muscular Atrophy Using

Patient-Derived iPSCs.

Stem Cell Reports 4;561-568, 2015
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FREVETZEAEE (SMA : Spinal Muscular Atrophy) 17X, FLIERH RN ZEM - 5 VIR TIZ
PE S R AR 2 & T2 T EERMMRGIER TH S, SMNI1 (Survival of Motor Neuron 1)&fs1 DOk
RERE R I LV RIET D708, FIE L H#ATICE D A = X LTRIEAYIT, BRRIERIET RV,
ZHVET, ERRRRAPT A & B 5, SMA 13 BEEEN R (MN : motor neuron) Ffificst
DRE OMRREMREBIC SN TE . L LITE, SMA 7/~ U A& AWERIZ LD,
AP EED (NMJ : neuromuscular junction) OAERE 25 MN OFMIEIEIZ . - TBIER I
B2 DA &, NMJ KR E 2 O EE RIS Z L 3SR S 7.

HEEEIX, 1BRY—7 v b &3 _E I MN OMIldsE TidZe < NMJ ERfEE TH L &%, ZD
FHAZ 18 SMA & H kD iPSCs (induced Pluripotent Stem Cells) % /3{biFiE L THE Sz
MN % H\\ T in vitro THE L, EOICZORBMEZFEEIEDHZ LN TE 5, BEMIEH O R
AT HZEEHME L, $T825 240 14 SMA BFE R EHESMia) 5 iPSCs Z 37
L, Rtk - ZretE K OBHE O SMN B FEROMER 28 L7z, RICZ O iPSCs # MN ~77
ERFE L, oz - REEERE OMIRE ORI W T, % =2 b e —/L-iPSCs Hikd MN
EHBIRENIRNZ L AR LTz, SMEFEE L 72 MN O NMJ JEREEEZ i 5 72012, ~ 7 AfE
M & i Lz & 25, NMJ JERIIICBIZE S 7 Fral) o5k (AChR) © 2 7 24
UL, fEF=a hr—/-iPSCs KD MN LHEH# L7Z DI LEHICHED LTS Z &
DG Z LV R ENT2. OS50 MN MIESEITERD o7z, & BITIREIE ORI %
EHEET 572012, SMA-IPSCs Hi2k MN % H\\ /o FRRdbis#R%1C, SMN EHEZHEMNIE5 2
LD AN T a7 o F e AT ) kb LI 24, W b HE MK O AChR @
I TALY U TEERRETH LRSIz SMA-PSCs Hi2k MN % T, SMA FJEFH1C
Bz S D NMJ Rl 2 8L L. NMJ PRSI MN ML CTiize <, NMJ O - #E
FFEICBI % MN ORelE N RIA & & 2 b7,

LERRGGLOEE TH L0, FhOEBMFREICI T D SMN EEHEORD D, Mk ihHE S5k
AEETDHZLaR L, FBIERYITBILE SN L REUC X o TR & 72 2 FAIRHE R 250 L
ToRC, Y IES D08 L8 5.

SR 2T 12 A 17 H
wERE iR B AR H &k @)

whEE i Ot R K @

wEZE #Hix JUKH R 5L @



