A e H 3
ek 2 3

7 W R 2 A R i B

VB A4 B e U B R R AE R T 4R B A A
g
EEREN BT EMAAR R, WAAERGHEEE, BARASHNANERE
=,
o WZRERTAUNY, UEH/EMRMNEN (RELH) .

o  WREHAEMIIAMIEE, FEAENEAESRY L.

° IWREBEHNETHIEMBER, FRAEESRYF L. SEREABRIHLK
(R AT RERIFEF

[ %581
R AR TSNS R
P4 FR: Nusinersen Sodium Injection

POEHEE: Nuoxi’ nashengna Zhusheye

[t
7 i VR RRAD 9 v P AR AE 4 o

WEEATR: 2-0-2-F A Z5)-5-FE-P-HA R EBEE-(3'-0-5-0)-2"-0-(2-
I 2. 35)-5- 2 -P-B AR B P BE 25 -(3'-0—5"-0)-2"-0-(2- R & 7.5 )-P-Fi A I H e
#-(3'-0—5'-0)-2'-0-(2- F 48 Z. 5)-5- F B-P- B A S HF B R -(3'-0—5'-0)-2'-0-(2-
R4 2 2k )-5- FR B -P-Ti A R B BE 2 -(3'-0—5'-0)-2"-0-(2- B & 2. 3)-5- F &£ -P- B
RREBEE-(3'-0>5'-0)-2'-0-2- F & 2. 5)-5- F H-P-Hi A SR B - (3'-055'-
0)-2'-0-(2- A Z.%)-5-F £-P- i A H BEE-(3'-0>5-0)-2'-0-(2- R & 2.3 )-P-
B AR E BEEE-(3'-0—5"-0)-2'-0-(2- FF @ 2. 3E)-5- F 2 -P-Bi AR R B 3E-(37-0—>5'-
0)-2'-0-(2- & Z.25)-P-Bi AR R Bt 2-(3'-0>5'-0)-2-0-(2- 4 2. 1) -P-Hr AL IR
HHEE-(3'-0-5"-0)-2'-0-2- F & Z5)-5- F £ -P-Bi A R EF B E-(3'-0—5'-0)-2'-
O-(2- & 2.%5)-P-ii AR B HF B E-(3'-0>5'-0)-2'-0-(2- & 2. 3)-5- F H-P-FR AR
FRE BEEE-(3'-0>5'-0)-2"-0-(2- F & Z.3)-5- F & -P-F A R H B -(3'-0—5"-0)-

2-0-(2- A L)-P-Ti A G EFBHE-(3'-055'-0)-2'-0-2-F A 2. 8) L HF+-thh.
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= DCHCHOCH,

7 F 3 C3aH323N410128P17817Na17
SFE: 7501.0

HRLFIR

R — S K EY
To/K B — 4
SN

R

A4S

FALEE

&

FEN

ST K

QXN |
AR it R TE v A
(& RLAE ]
A F R TIRIT Sq A BB B 98E .
(Xt ]
S5ml:12mg GZIEFMMAT)
[AZRHE]
A A GE R G HHEIENEGE (SMA) BT ERINEATTELT .
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LR HE A BB E IR IT TSR R MR B KA, AU A SR T
FERRS JE i tH VR T R 5K . AR B B RIULSK R BB B E (Y
R B EFFITHR) , BTEE SMNEERHS e LEREEE KK
B HIERE
pilll:

HEFF B AR 12mg (5mD .

I ERMRBIFHATIET, THEOR. B 14K, B2 KME 63 KA T
A XGHHE, HES4 DAL T IRERFHE.

it

AR IR R T A AT B0 BE . L PR 8 3 s R R DR VA 9T
E, REEE MK BARE e R HERSIET .

iﬁ ﬁ ﬂE iIE ‘g\ é“a ﬁ
NRFAFEIERERA, NRRETFERR, PREHARED 14K, I
ZIE I F YL . MREFFEERRFH, NEMATAR, H4s:
BA4NMA—IREH.
B LEFT
ZEMEFRHNG S, RTNEAAEETRZENET SV A T,

EHARET R, WAHEEERR, R 1304 FEERBRERKER
ARG A . BIFER RT3 RS LS 25 WM RS (CSP) .

RIEEHRIERRIL, SFARNATRETESES. WE RS (RHE

B EARD 51 SBINGEZ, FERRX TAERE/NG B E RSN EE. 4
BN T A i R BB AR

5 |
i

L @BZ5H1, NEERABEN MRS FETRY. nEWE2 BRI
/ BUNMEFRRBREARTEERR, NEER %M,

2. LR O SR BT 7 AR AL SR A VAR

3. BT, KD KFE B, ERERMEAIERNELT, BRMET
#HEZE (25C) .

4. WR/NEARTTE, EBARGEH, RoEEBREKES .
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5. LEGHT, BUTERE, KELEAEHEPOEETUREE R, REH
BUE S5 NMEMBETEA AR . N B AT E s,

6. WNIEHERIE, WIRIE 6 NBEpREFIZEWR, LABHER.

7. ARFTARAEF B f BB 0 A% HE 2 A S A B
FEIR N
ZEE=

50 1o RAE B B T B AT IR . MR A S B R i
SRR Eik, RxEEHITH MWL,

472

2% M RAEFT IR 3 R TR, TR BN & 2 A A €
% P4SO B RGUCUL, BHITHER & B &R AT R HEREAR (B0 (21
AR A LR3I A% ) .
[ B KL]
22 4 VLRI 28,55

K ZEM PN RET 2 AR )L (CS3B) MJLE (CS4) SMA Bt
BEAT RO I BRI RAH 5L, B BFESE RS WA SMA RIRERAT S L &%, DIRE
JLAT)LE SMA B3 BT BARSR 5T . 1EEZ AR 260 6l BE (BKik 44E)
B, 154 Bl EEBZ T ZE /D 1 EHETT .

; i\ E !2!&;[:@,;%“

ARIE LT IREARN A R RBHETIPN: +a%E R G110 5 RE RE
A BIETIEEED .

R1: CSATREMERFHARMHAXRRRE GRRE SMA) , EEEREABEPRITHES hRE
FHBEFANBEEZEDLE 5%

MedDRA RZi28H 42 MedDRA EiEARIE IET AN 4128, n=84
L RGIRR Sk T4 R

B B MR o TR

LRI B %5 45 45 SR R o TaERL

AL S A FRARA SR RS . X e T W A AR 5 R B 5 S A 1Y
I R o

tHE&E



AR RN OE LW AR EE2ARBITHELE S, W
P T BEMEFT AN RIE, SFE™ERg, ML, TRE T B
K. BOAENTRAE ETR R R E ), AR IX L R B R A .

N=Y A

CWRB|SEHEF RIS TARBAXNA R RS . HPRESRERE 72 /b

ARG N . B RERMTERE ST 8. £480KERRE S
RUEBEMREF RN EIFLE W=ERY) .

AT LIRS RE TR LT ELNWIE, FTEEZERE
NBFRIPA — L8 5 5B FRIARA A RS (sLEmsR) .

N i?l
LA

FE 229 BIRIEFLLANTLLL J5 1 S B4 F THi 25301k (ADA) iP5 s h,
R T X E IR AR S RS . Bk b, ADAs RAEZEL, 134 (6%) &=
BIEWRITHAR R 4= ADAs RIE, Horh 2 Bg—idtk, SBINRLENE, 6 fIREiE
SE. ADA SHIRARMZ . 71 B3 B 7 0 A6 A 1 254X 7 22450 T B BB

AN W 4

Bk G LR 4 ERERUARRNAEEER L. XA THL
MM 3R / RGP . BT B A BB ERYG B AR RN IENAS
R EEAEEUAR B RS
[#=]

XH A it PRV T R BRAT T R it e AL A
(CEF- 31D
[EHEZFRIAR

BHEF AR REA R RN RS (FmdE, &%, Rk, 20 R
RELY D o XTIEHESIEH U EEEN L EE, SHALRETREER
Mo AT ER BRAE B 75 18 {8 B 7 BRI At AR AR B R S B A BT A
1/ g B

MR BIFE LR B N B Bk ST oM R S EERLEBR S H T /NAR R 2D gk it
S, BIESEERE M AMRIRD . B R YR 2 B AT I /N AR R
LR EME.

5 2
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CREREIE L BT B ARG HAt R BB IS S, BER
LHMGREHAHITREARN (BRFEAE-KRREL) . ¥ TREAR
TR, BB EHTHE— B,

H AR 7K
FIRIEFR, £ LTERAN, 6 E IR SIATT 10 B3 1 IS e 4 %,
HIMTERAIZE MK, —ERFEAN T RE- R ATIRE . &R TN

R L R IRAKHEAT ST . RO - A A 43 R BB 1 PR T TR AL v T 1
AMERAIXEE HAE R, FERFT REFHEE.

X % AN R AE 28 B8 77 (K 8

AR ity o 2 T AR A R A LR 5 S A B T LA 2K R
(ZEkmAMELH%]
4RI

1M 0 E R I 2o P A L AR R B0, B SEA tE E R, B ik B
AMEEHSME T WA EERAENEEER (S0 [HEER] ) . EATD
T, SEURIIE L B G (5 A
T A0

R ANE AR P= DR BRI SW . ToEHER A 5oxt 574 LA L,
MR IAZTES P B LR FLIR IR IR A A BB (VR T 3R 2 LRl |, WeE TS
% 1L 1R 2L BR A% LR A R IR T
A=)

ENWERIET TN, RRE B BRI E B AR (B0 (2
HEH] D o WA AR RS,

CLEAZ]

A AT F TR B G0 ) LR AT .
[ZERZA]
WTEARTE 65 & LA ABERBF ST 5045
(€7D R (D

WARITFRGMMEERBR . RIFREH, &5FESE SR
CYP450 /M FHIREHE IR . F4h, ST AR B A& R E A BCRP. P-gp.
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OAT1. OAT3. OCT1. OCT2. OATP1B1. OATP1B3 B BSEP iz &E H I JE
PIERANHF], B TFARESUESNEED, RN EEANSE2 RN
5| 25 KB 2R A A8 B4E F B AT e 1RAR .

(Wit & ]

Il R I Rk & SIS BRI R RAFEG . R E A&,
RIS BT EERIT P, BFEEHET T R YIMEE B BRI .

s AR5 ]
! T4
SRR
LBULHIR fE

CS3B (ENDEAR) &I I #. Ml. WE. BHFERMFEH T, 75
R 121 FIFER<T AN H . BH SMA GERKRIET 6 ARAT) BIRERMZ)LES.
ZHTITE RIS W PO A AR X B S ThRE AN A FE R I B . B L 2:1 1 LB
BEAL B E W PUARAE AN (MAEA LT R) RIBEF AN BA, ¥BI7etaTEHE
N 6-442 K.

o 78 AR A SR T AL AR TF R Xt HE 2H HH B SMAL I PR IR AR IE B o o 4 8
A 6.5 EF 8, 99%HIEEE 24 SMN2 HE# N, FEiki\NAEE TREE
A 18 SMA. TEPEIRAEANA B B2 IR AL E R R 1645 K, THEF
ARXSHRAE B A 205 K. BLHAERLLR AT OB RRAE S A AR L, {EL 98 76 B8 AR 4
KAWL E FRFARSIEAE, G3F: RESHR (89%5 66%)  fif
R RGIER (35%5 22%) « FWERBHEERME (51%5 29%) F1EEp
R (26%5 15%) -

ERESHTR, SEBFERNIBAMEL, %7542 I0E 3 B 2 R
BELEER, ZRAEBHITEENL (0%5 51%, p<0.0001) . fERNFEELE,
SHEFETERRIE KN E (KREVAARRELZUTEEFNERLT, X
HBA>16 /AN, FFEE>21 KD BT TP SRFPAXEEMEL, 745
N TEMAEF . SEFH. Scilizsh B AR R ) 8535t g DR IR JLE
EREH 2 ) LA E VLA IR (CHOP INTEND) P4 R T /b3 4 400 B
EEHEMERE (£2) .

FEITRRER, EFAAEMNE AN 18 B EBE (25%) FIBEFEANBAFE 12
BEE (32%) BEKIES. FEXLEED, ERETEHEE 6 (33%) ,
BRFARIEAEF 06 (0%) TFEWR T EE LRSS B IR R bR

R 2: RASTHT I EERIREL S-FF 5T CS3B
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TS WP AR A A R BFEARX R B
A
TFHALEH 2 31 (39%) ] 28 (68%)
TR FTEKPBSINEH
g
REEL (95% CD 053 (0.32-0.89)
pfE® p = 0.0046
MAEFH 2
Sy 13 (16%) 16 (39%)
Rz (95% CD 0.37 (0.18-0.77)
pia ¢ p=0.0041
B35k
izg) B 3
I B 5e E LIiE B B AR
U@Jﬁ%*ﬁ#’éﬂ%wﬂ (HINE 2 37 (51%) 1 0 (0%)
2°H) P<0.0001

2 183 Kt i HL 4 41% 5%

5 302 R L b 45% e

5 394 K EE 549 0%
ZF) B B S ER B
il 49 (67%) 5 (14%)
iZZ) IR BV Bk R B
1 1(1%) 8 (22%)
CHOP INTEND?
B 4 43 1 L 52 (71%) 1 (3%)

P<0.0001

Bt 4 5 B EL A 2 (3%) 17 (46%)
A AR 5 1 LB 53 (73%) 1 (3%)
B AEABAL B EL A5 5(7%) 18 (49%)

VARSATES, S EBELEHATEI NG, KPP IR A SIS B B AR R
TN EE B HES T EEEETEEANBYA (41%5 0%, P<0.0001) ,
X—2E B CS3B AR RT& 1.

PRASHTN, ERERET AR (TT: WRIEMNE: n=80, BFERMEE.

n=41) PETFEHEF RS AL,

SIRANTR, (ERITREE GRTEIREMNA: n=73, BFERMRA: n=37) #F

CHOP INTEND Flizz) B FZRES 7 .
“TESS 183 R\ 2 302 RAE 394 RWFFL VTG HEIT 144

8T /4t 17




SHRYE Hammersmith 22 )L 27 (HINE) 5 2 ¥: BREE TR m[ERRE
24y, BEkEBIES. B, A7, EEMEHICT, W BTEES) BiEm
WorikE>17r, UAEZRAEhERMSE (MAREL) , e hEE
G HT e B 2

SET AT E I Bk IR

CHOP INTEND W M EEEWE 1 fin (BHSZRENITESBERLE KD
i) .

&l 1: CHOP INTEND V¥ MELE S 183 K. 4 302 KA 394 RF RV
K172 4t—Endear 5% / CS3B (S 34, ES)

s v ¥ @

E -
i

CHOP INTEND JZS BT«

‘4 8

E1: OfTRAEIREFRR0E
2. TEITRERM 110 BEE T, 29 GIFETS CETEARA AN 13 HI[18%], BRFARXTEE

16 I[43%)) . 3 PIRAEIETEBREN GEFTIA A 2 BI[3%], BT ARXIEL 141
B%] » EHBFBEHAARK ES HH7.

TEF AR E) SMA B3 fF 3T 10— BT BOR2E 1T HART9T (CS3A) #E—35iF
LT IR HIERERFAME R FALER R 56 K, BEH 21 SMN2 &
E#E I (n=17) EZ 34> SMN2 ZERHF I (n=2) (1 F]HE i SMN2 HFE 2 13
RED o INARHRPHEERE THERLE 18 SMA. B2 H RN AL
FERE 162 K.

EIRIB R ST, BES AR AR EN 670 K. TEL SR
—NEREANE) BEEERIE S ENBE LG (ARIE HINE 2 2795. BB
H E IR R IE SR m R m IS >2 2, BELEEs. 8. AN, i
HRMGHBICAT | MhIZERAT 23 BRI RE>1 4) - AIX—WER, 20 flEEF
FH 136 (65%) HREFEL S, Fiyiash BFEm SN 6 mMIkEFEMkE.
MELLLZEE 694 K, M%EEF|F 1 CHOP INTEND 4Kt CR#HBILH
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16.90) . BATE, EHEIEE L H YRI5 AR KT M, 206 B hE
11 %) (55%) 3%%| CHOP INTEND & /M8 E>4 4 4L 4.,

BRE

CS4 (CHERISH) #—TiII #. FaHl. XE. BFEATEHT, HRNE
& 126 BIE XA SMA (6 MABEEREI) ERESRE . BELL 2:1 ELF
BN HE P IRAEME (BETR: 3RAHHE, RES6MALTF—K
AERFFIR) BURFANBA, BITHTETEE N 324-482 K. kit R ALAERE A 3
%, SMA Hllm ARAERAASE HEL AL EER N 11 4N F . KE4H BE (88%)
B3 SMN2EFE I (8%F 2 ML, 2%F 4 MEN, 2% NEFREAD .
FH L nt, BFK Hammersmith 231 Zh P B3R (HFMSE) F3#3%4 K 21.6
gy, BT B ER (RULM) “FH1E40 R 19.1 4, Bl BE g Reag sk, (H
ABEMILITE . RFAFHEEREFURRAE 1A 15 SMA. i BEE
L FRRRFEE AL, BEY LA LHEIFTu ST (G5 7 I8 A A4
13%; RFARNEH: 29%) AR FEmITE GERIEMNH: 24%; BF
AXTHRA : 33%) F)ERE LB A E .

AT, ITT A8 GEFFRAEMYA: n=84; HTARNMAH: n=42) ,
5EBEFAX AL, EHEvEARASHEME R HEMSE 1P MWL E S 154 A
BENE (K2, B2) . TH ISANARFTHMNEE, HELE HFMSE
IR L2 EiEANERATHERN . W RA S 15 A WEMEN BE TAHHEIT NG,
RNGR—BHEBGTERE L. EFEEAES 5AAMEENEET, 5/
FARNRAMLLL, HEBEWH B REEOGIRE (41%5 73%) , HFMSE
SIP BRI LRI (44%5 23%) . XHREL S (BFETREEEFRF WHO
B3 BEMSEIE) #1177 EXWATRE, 4Rk 3R,

ST aiasT ML, AR I ARATFRET S REZEF R 2 A
PIEGE, HUEBRER; RN, SEFRABEAML, HHERA.

R 3: BN H FEEAREL S-H A CS4

WA N B BRFEARXT HEH B
HFMSE ¥4
3.9 (95% CI: 3.0, 4.9)

% 154~ H i HFMSE & iF % -1.0 (95% Cl: -2.5, 0.5)

p=0.0000001
BELHARAL 122
WELER ISNMAZEDHEE | 56.8% (95% CI: 45.6, 26.3% (95% Cl:
3 9 H B ) 2 68.1) P=0.0006° 12.4,40.2)
RULM
RULM EiP MFEL T 15| 42(95%Cl:3.4,5.0) | 0.5(95% CI: -0.6,1.6)
A B2 23 p=0.00000016
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WHO i23) 27 19.7% (95% CI: 10.9,

o 5.9% (95% CI: 0.7,
1S MANEIHESE 31.3) 19.7)
TR 0 03 g 4 p=0.0811

PSR, N EELSHTHRISNE, KILVETE IR S14] HFMSE 40
BENSEER T LEERTEFAMEA (4.0 5-1.9; P=0.0000002]) ,
X4 R AH CS4 TR AT &1L,

ER ITT A8 GEVEAAESA: n=84; BFERMIEYA: n=42) HTITM; ST
S M ARBAT U B, HBERRHZ BRI ELD.
3N AR
MERSE 1SN AT RERITI GERIRESA: n=66; BEEAMNEA: n=34;
BARBRES, i EE THEN R T)
S FE T X IT BOR 1 logistic [8] 15 P K #4545 52 18 2 1) 17 %6 i 48 8 0 32 28 i
HFMSE 1¥- 9 #EAT IR IE
SHRFR p 1H

Bl 2: &SP HEMSE {49 B E LK EH T4 (ITT) -HF 5%

CS4'2
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HPMSEVF 414 36 40 £ i/~ TR0 F 81k

—

1 ) ] T

0 3 6 9 12 15
Big (A) +
[ i P I WAL (N=B4) — — — XTHREL  (N=42) |

VB 15 AN A REAT VIR A B E BR R A £ EAR NS AT AR
PIRELR /AR IR

X2k BAS B T W U AR 0 5 (WF 5 CS2 FIFF 9% CS12) B, 4
Preoss 28 BIFERT 7L CS2 MR H IR Y, RIEHEMA CS12H B EE .
WRNHEEETIRAH HER N 2-15 5. 7E 28618 EF, H 3HERK
RGBS 18 . 1 FIBHEE 2/ SMN2 HEFEE N, 21485 34 SMN2
REHEN, 661 44> SMN2 EF# .

i BB 3 FERTHNEZ IR . 15 SMA B35 253 RFAE 1050
K W) HFSME ¥ 71 7 5l 8t 2 28 P 5 0¥ 5.1 4 (SD=4.05, n=11) #1 9.1 4}
(SD=6.61, n=9) , MHMRFLEFAE. FHETH45R 264 (SD=11.91)
M 31.3 (SD=13.02) , KRWEEE|FEH. M E SMA BEEFEE 253 KFIE 1050
R i) HFSME V¥ 43 43 7l 8 25 4% 7 #9203 1.3 4 (SD=1.87, n=16) H 1.2 4
(SD=4.64, n=11) . F ¥ B 3F 45 2 5K~ 498 ( SD=12.46 ) F1 52.6
(SD=12.78) .

X I1 A SMA BEE AT T LHEARSRNE, 5 253 RAE 1050 K453 FHH%
¥ 1.9 4> (SD=2.68, n=11) #13.54> (SD=3.32, n=9) . FHEIEH4 5N
13.8 (SD=3.09) #115.7 (SD=1.92) .

6 T ER AT IRE (6MWT) {XFEREBEAT E M B P ilkiT. FEXERE D,

B 253 RAEE 1050 K4 7 “F 3 % 28.6 k (SD=47.22, n=12) #1 86.5 K
(SD=40.58, n=8) . 3} 6MWT EE & 4) 5 A 278.5 %k (SD=206.46) #1 333.6
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K (SD=176.47) . 2 BIBEAEA BRI B B0 BE (2D 53] T MarsraE, 1
PINREMSLAB B RE (M ED MBI T M7,

LR AL

CS5 (NURTURE) £ —IFFFrEEmsn, LLER<6 B ANE. SiEE2
2l SMA FIERATEE LA RN S BRI B ERE TR R4 18
B I SMA. B E RGP AR R 19 K.

RIS AT, 20 BIEREE 18 BISER T B 64 R, BEMAR T Ik
(CEA 24 SMN2 ZEH# 1, n=13; EH 34 SMN2EH#, n=5) . &0
W LR R ALA [B] 2 317.5 Ko H B4 07 ISP B0 BE 4R 25 R B AP TR T
CGE X RBAESLAMEES>6 N / R, EEHIT 7R, REEEOR) 1
I TE] . FETFRIB R TR, ERFRFFE T R EEPR TR ER A,

BELDTEEE, FHEKFEEERE. XBETHASAE 1 R 1 E SMA
BERE. SELM, FYOHRTRER 1641 (89%) H#H 5 T HINE
B EBREMNE. 2ABRETUMIAT, 9Bl EETUEERELHLXET
B3, 6 PIBEFUERRELFHMTITE. 1661 (89%) ##&E B~ CHOP
INTEND & 3F 5 203 >4 43, o 743k %] T CHOP INTEND % & S 3E4 (64
53 o 14 (6%) HF HIL CHOP INTEND #FE4 B4 45 .

AT, B 9 BB SRR 365 KL, STE R AR SMA 5
HHBIEEAT T3Pl . 7 RAME KRN SMA #RERTE: ERBREHRERT
WHO % 5 B4, FEAEMKMELREDMEMM. SEREES, 1/
BRTCVEIA B T i 5SS VSIS ) WHO BEAZRE (A, 7EFEBh F b L AR FM
BREHHWICIT) . 50 (56%) BEAENN, IAE THESEERSE K WHO
HIZM. 40 (44%) BHE (BF 2/ SMN2EFHE ) FFE5H B E MR,
FHAREEEN, A2 WHO B (aiEmAe) , 514 SMA A—E.

GER 2R )L SMA B3 SR AT SMA B # iZ23) BB RS LB mE 3 5

Ne

Bl 3: W5 CS3B (HITHMBFEARMMEA) . CS3A fl CS5 # HINE £ R
M 59 H
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25
24
24
20
18-
16
id
Id~
0~

B

ERHERMSITS I ( +/-5E )

-t wa"-—-_.“
2 w N e R T p——
L}«

L3 1 13 L} ] T L} £
i 2-9 éé ‘}2 183 0z 4 505 568 631 &4 757

HEERE
85 ik it} 1 It E L
€834 2aw Bk 7] i7 i€ 1% 13 i i tH it 7
Cindesel » o 5% % 5
CSEEgFRE # ] tH T

BRPRRARE - Nurture { CS5 ) -t ouN, CSIA-FRERISTRNN. CS3B1100

[z E3 ]
ZEAEH

PR — PR LEZERR (ASO) , FITIAST B S tatk 5q 3 H s
FESMN ZEHBRZT 5 RIVEREMENZESEE (SMA) . AR R SMA it
HE YRR B, TG4 T 3 SMN2 S A MR (mRNA) B3
EHHNETF 7N 4K SMN & A4,

HEGTR
AL

IR SN Ames B fRSh CHO 4 gt A AR RIG . /N B A4 Pl B B
AR I 45 SR B

AFEEME

/N RACEC AT AN S B0 1] B R S5 T A4 4 3. 10 25mg/kg, GFE 1 R4
A1 M NRIFSAAERNBERAE, BYEREEET . BIR/EE
RERLHBAR RN EYRG T8RRI E TSI A 6. 12.6.
25mg/kg, B 1REZH 1R, BIG/BFREERLHERRER.,

SEYR/N BT 2R B TE R B TR ST VAR A B 1.4, 5.8, 17.2mgkg, B 1
REGH 1K, FEGHEWAY (BM6 RETAE—R) , FREZBAER
BRAEE R AN REIT AR (ARG $IFTIZERE)  £H
SEXTHEAT AFITH M & .
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ANEREE NS R B R AE L R AT AR B A 5

BUEME

7 i ) AR I FE B K HA BUE 1R 56 .

Sk sh Y EEtE

NI ARBENIE N A T A AES) 03 1. 3mg/iRiELE 14, 503, 1.
dmg/IRELE 53 B, BRI, . PRIEA T WA SRR (D
LT IRATIR I AR ) , SAIEET LA, 558 A0S 58 R ARG
BeAh, M 53 FRIEH, B S ST FCZ A AT T AT BE A R AT R SR G A
ZEWTEIFRIET AFFREE CSEARERIE, 1ihE H 405 B % TR &
(0.3mg/ik) RAMHT AHFE.

[Z583h 11%]

£ SMA B )L E B IR FI 2 IRES RS A R 2R3 1% (PKD) .
Rk

I NN ZRE® (CSF) , &AL CSF 404 & B A5 PR 4 &
4t (CNS) HR. ZRETFHAFBMERFHRE, AR T CSEAKER
IR 143/, HFEKRA 24 NMANEIRES. BANLLE, ARNLEs
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A ZFR: Biogen Idec Ltd

/> A # 4k :  Innovation House, 70 Norden Road, Maidenhead, Berkshire SL6
4AY, United Kingdom

A 7=4eNk: Patheon Italia S.p.A.
AEF=Hilk: 2 Trav. SX. Via Morolense, 5, Ferentino 03013, Italy
HiFS5H (UK) : +44 (0) 1628 50 1000

A R R BLE B RS : PVChina@Biogen.com

F|170/4E 17|



