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SMN % > /X7 '8 DO&ENZBT HHF5E
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HHVERS ZEMEE (spinal muscular atrophy: SMA) &, E#= = — o o O K OV
R ZAE & B T D H RS IERERBETH D, SMA ORIKIX survival motor
neuron (SMN) 1 s T DZERFT-1IKEKIZE D SMN & 7 BRBLEORD TH
%o SMN X U /X7 BT IZRIL L, RNA A7 T4 27X miRNA FEAESIZEE S
THIENHMBNTWD, LML SMN ¥ /37 EOMRRIZ AR 3% <. SMA
JRREAIRE-SIT D SMN & /X7 EOBEEE & Z O FERIZOWTIE o Ic il S
TV, B OVEEIRICAFAET D SMN & 87 ORI, SMA OFFRER Ak
ICREREBEBERIETZENRBEINTEY ., Z6OHIZBIT D SMN Z /37
BORMOMRELRIAT 2 Z L13, BEFNERPIRKEZNEEZ NS, 22T, K
WFFETIE SMA DO EIRZEHNL T 5 FHEXR OEREHIZE T D SMN Z /37 B OHH
WREZ IO MNCT A2 E 2 AL Lz,

1 = —n DT A YV —AEREICE T 5 SMN & /37 B ORE|

< U AEER = o — 1 UEIRICEB TS SMN O/ v 7 X 2K Y | transcription
factor EB (TFEB) ORBANWA L, T4 VY —AIEHEMET Lz, [RKRRZ,
mammalian/mechanistic Target Of Rapamycin (mTOR) 2" /L B8 [K] - 0D 38 Bl £ A3 ik
D UTe, BEMED SMN % X7 BEORBUR T 2R M E T2 SMAET LT ATH
% SMNA7 ¥ U A DF RN TS B4R & i U TFEB O A KT
mTOR > 7 F VB K 1 OB BB bz, T HOREENG, EHlh= o —
0 NZET D SMN Z VX EDRZ N, TFEB ORBUGIEZ N LI=T A VY — L0
WRERE K OA— F7 7 V—DIR T &5 &S 3 2 & ARB S 7,

2. 27 TR SMN Z X7 B ORE



SMN # > /X7 EHEIVEH %4 7 % antisense oligonucleotide (ASO) D 512XV |
FRERHID SMNAT ~ U AF I 7 v 7 ) THOEMAME S, Sbicirsrs
U7 DL A NV A~ —T1—DFBENFD Lz, SMNZ/ v 7 X7 Licvw T A
~ 7 nu 7y =MW T, TEHEBEREAERNSERL, RIEMEAT 4 =— X —
DEAENHER LT, ZNUHORERNG, I7u 7 U 7IZ81F5H SMN Z 2737 BN
HIBEAN ORI A LA EFREI L, RIEVERA T 4 =— X — DR AR 5 2 & 03w
e iz,

3. BRI MBI T D SMN & v X7 O 4 E|

BRI EAE LT LT R AR 1O SMNAT ~ 7 ADBEER IV T, BARI L I
U MRS AE ~ — 1 — R OV 2R~ — 1 — [ 2k 23k L=, SMN %/ » 7
By Lm0 AR 2 S L S TS TRERR LR R, pREVE 2R 21k D
BRENRBD L, &I b 22T 2 caspase-3 KUY Akt OTEMEAR T A3
DO, TNODOFRERNG . AIFHIIZIIT D SMN # > /X7 E X caspase-3 LY
Akt DIEVEFIFE A LT s bBR 2 HIH3 5 2 & AR S i,

PLE. ARBFFECIL SMA O EIREFNLTH 5 FHB L OVEHEHICEBIT 5 SMN #
PRI BOFHOKE A L=, 25 OBRENRAEMICHET S Z LIk,
SMAJREENTERR SND EEZ HILD,

[

ASQ: antisense oligonucleotide

%]

Tl

mTOR: mammalian/mechanistic Target Of Rapamycin
SMA: spinal muscular atrophy
SMN: survival motor neuron

TFEB: transcription factor EB
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SRR COREA  | BBEMERSSSEIEIC BT B SIN & L B BN B D R
(E#&) By Bk

CHEEER (FlI#&)  JFm Fash

(Rf)  EE E

FREVEFZME (SMA) 1X, E#= 2 — o v OB L WVERGZEMEE T8 E 2%
Pt AR BIEBIRIEBTH V| F DJFIKIT survival motor neuron(SMN)1 1&fx ¥ D78 H
FIFIRKANT LD SMN ¥ U XV ERBLEDIK T CTh 5, AUFEIE SMA O EIHREE
A THDLEMEOEEMICEIT D SMN # "7 ORRE & 2 O BFEIZ X DIRERIE
LN THZEEZHIE LT,

~ 7 AEH = 2 — o VBRI BWT SMN /) v 7 F s LY | #:ER+ TFEB
DFHEMEF L, ZHICED T4 VY —LOBEERE, — 7 7 V—DK TG &
EZEINDZERHALMNERST, KRIZ, 2707 U T7IZBWTIE, SMN %37
BIIfEA VAT, RIEPEA 7 0 =— 2 — oW F ol b5 LT
M LT, S HIT, B TO SMN ¥ LR B OBEEEIZ OV T HRET L7
R, SMN %/ v 7 HZ 0 L~ U AHFMBICE T, 2EERETTHEEL TS
AL DS S A, o b e dE 3 5 caspase-3 M OY Akt DIEMHAK T 235588 BTz,

PLE. ARFFRIEHESE S OVERATICI 1T D SMN & > /X7 B OB O %] 2 i RE R IE
EBEATT T B NMCT 5 2 & T SMA DOJRREMEI] & TR OB I T E B e
HRERET 260 THY, it K wmXE L TMESH 2D LD D,




