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Expert consensus on pre-symptomatic treatment for pediatric spinal muscular atrophy (2025 edition) Clinical
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Abstract:  Spinal muscular atrophy (SMA) is a common fatal and disabling neuromuscular disease in infants and
young children, caused by the degeneration of spinal anterior horn motor neurons, leading to progressive muscle weakness
and atrophy in the limbs. In recent years, the emergence and application of disease-modifying therapies are gradually
changing the natural history of SMA. However, the efficacy of these therapies is closely related to factors such as the age at
treatment initiation and the pre-treatment disease course. Pre-symptomatic treatment is more promising to enable the affected
children to survive and achieve near-normal motor milestones. This consensus was developed by experts from relevant fields,
focusing on the following themes: pre-symptomatic SMA diagnosis, treatment decision-making, follow-up management,
and key points for parental communication, with the aim of providing standards and guidance for clinical practices of pre-
symptomatic treatment of pediatric SMA.
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HEAE Y BTG R TR IS JE R AT, Bk
T AL 2 LR AR DG R R I B 28 RGEARAR A
A, FSOCTEA TCWLIK s | S s s kA
fE% s R Rt &b i 2 A NLR s fE LA
(compound motor action potential, CMAP ) I & Fi, A= Fil
AT, e shiftyr iz shPh s %oy Mz shk B B
R I 0 S 2R A B . SR SE UG , SMN 25
DUBCR 1~ 4 BOREIR AT R LI 37 BB 75 31 DMT,

EEXHR AR AT SMA FBUL, ISR HERE R i
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PRI , FEE— 2 7E B St Ao kb Fe s o,

PG AR A R ASO 2454y , 5 20 WEEHE 28 A P9 1 55
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FE 3 A 9 SN N SRR E R A e AR Tk
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4.1.1 IGRKEYS  ORIRIERIAL « F AT ME
WLPAAHOCIR R FE 30, aniz sh & B E1R | PSR R, 4
TR, 7 JEVER A M RERMSEK A, Wi i
Sl SR, WLBK T8GR | R S5 U s B Ok 4
EL P, i B BT — R, L T2 RS
DIRe Al , LB & 06 R A . — BLR IR IR AE
%, WM CO RETE L ZE S E 2 2= B L L)
HECEE A, S RVR Sh 22 RHE R, WIRE DT E AL 8L
Bl W R AR LS EREZ RS RER
L, iz S IREVEAN < AER TR LIZE 3h ) BE i E
K2 3 LR R B o SO G2, B A T A4
21 (WHO ) iz gl LR i 3¢ 5 00K s 2% i 2 L 26
2ERGAE SR 4 (HINE-2) iz 3 B ok PPl
WD £8 ) L2 A5 T 1 s 3 & 5 I [H) 1 P S B 3k )
)% & HURERS, HINE-2 38 0] F TFAh 2 % L
JLizsh & BAEM, WHO iz 3 AR R T4 A
W45 5 % LI s & & PG 8, PR X SMA
BB Iz S RE AT HEA T s FBR AL DA, B AR LA
YK, AT OR F AR LEE B e 2240 ) Lz LR i
iX (CHOP INTEND) DA S ISUER sh 2 W D iz sh 4 i
% (HFMSE) %, SR A& JL DMT B 15 19 8] 75 5
JSETE WHO 5 HINE-2 & B HLR R 2405005 &
O, Woill LIz 3l & B 2 AL T IE % & & 1 A %
P o BERDTPEAG 5 BAR RIS R 52 5 2,

4.1.2 EYFREYETN OCMAP : BRG]
L ph 28 h 4 iz shi s Rl st itk ni =k, 2Rk
PRIz gl AL A 1R A REE b, LR IR I B s Dy g
PEi2 s 2o ™, 2 i P IR A Bk Zolgensma
RITHISMA T | AL, BRiz sh i R E kst
CMAP B TA Y7 R ST A [l i o i 3 145+, 4
FNIE IR AL CMAP U M 7K F- 23 B mT VR A 1
U R AR AR Y, S CMAPEIR T IEH 2
5 (H 80 % AT ] i 2 AIF G 44 m] $R R R & P,
I, AR R TR T B L A W R ph 22
JI2 i 25 5% 1F i 22 CMAP B8 LATEAL & 75 9 &
WIES . @NFs : A2 IO A R85 F B4y,
ZRARA TR v HLA 1 RS A b i 10,
WF5T & B, SMA B L I 5 B iR 1k pi 28 22 5 4
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(phosphorylated NfH, pNfH) 7K-F41E % L2 i 3
Fhm B, EURE R AT 2L pNH 7K AR X 5 g 14 2
pNTH ZKFAE T PO IR AR B faf v o7 S99 AT TR AT, 550
Il £ L2 sh o) et A 31 g 4R T 0 e pes 22
4% (plasma neurofilament light chain, pNfL ) 7£ %
FAR M A RS R R IA T pNFH, A S SMA J
o e AR BN T T PR DMT 2543697 )X
P BT IR, FEREAR BT SMA G i A rh s A Wi
NFs 7K, A] fig B A PPl AR A A8 L2 75 A2 78 7
FEIRMEL BN TT
4.2 REFNASTBIRERET SMA L

PRI 25 7l J5L R R BB S I 432 32 9097 1 TS HE IR SMA
L, HEFEH BA SMATRIT 25 1 L RHE T 3 3T
JREWINETT, HERVTE, 6 7 N H Bivs
LR s 6 AR ZE 2 2 @A 2~3 N HBEDT 11K s 2% LU
AR 6~ 124 H BT 1R P52, B W bR 5 1
ZARIT BOLAH A, $EFE 28 2R G 1A i L Iz 559 0
55 . CMAP J IR . NfH 5 NFL KPR T+, 2
7 SMA A W RE , 5 T I PR B 15 s B 5 an g
AT CMAP 5 NFs S B Wpbr s ke il , 55 51 050
FIGIR ZIRIES . — B IR IRNIES, W s RS %
KI5 3 DMT, I A LR e as s 1,

WEER X TITATERET SMA L, ot 2
R EJA 3 DMT, ¥FfEHA SMAIRIT &5 L
B il 325 T AT R DT S B, R L
PR Sz BTt . &R JCREARIARAE B A= b il
A, (AR 100%)
4.3 FEIRHT SMA AT I Z A T4

SMA R UL , 28 AR ANGE S K 3R AN, TE AR
HAIT PP E 7 T Frif a2 19 2% WL i A A (H
T 2y s BLEBE RTEIZ W 167 O3 e bl 5 8 2
BT EES 5, P RIE S ZKEE R
FEAE, DIRFF R KX SMA B A B, JU HOZAE R
HITRYT BB RN EE . 456 Murgy T &, anfe
BB LZEHEZ DMT I ERA T S REVs , AT
B S5 U5 R R0 18 B SRR R . S STREAR TR
I7 LB P 2o 2 U AT A A A8 LR e 4 SMA
HSRI 5 L SMIN 2 55 48 DUEICE SCLL SRR BT A T
PEUEARE , &5 %0 H 5 B G O AR K A | 125
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YIREZKY- . R0 AR B AE DCREIRSE , BIA XS TR
s B IERIATR S 3L, SMA H TS & —Fhaia)7
{EORTTYA A s i vepes Y, eah, etk UL
FHE , UL RE ) LRHE I | AR I A5 1 224t
A BRI T ist AL 5 i R AE 48 5

B XPREAR T R )5 ZhiR YT & B ARk SMA IR 23
Kk — [ BT SR, BUA LT 259 I R
95 M B R Y 25 4 R, FE DMT B 7 1 ~ 5 4F
(ISER T SMA L, SMN 2 5L ¥ L5k 2 5 24
70% AL FRAES , 1 345 DURJLZY 90 % 1] 2 4F
REFPRAS 2203 RS B E a7 okl if
SEA AR & , (R HRTOF IR 915 2l DMT
Yy RT AR L% S, JU T T SMN 2 L[R5 D1 %> 3 i
L, T AT 3 80 1) i RS R S L 5 1E R L3k
AHH Y i Sh T fik & B R R LR, HATE b
i DMT 2594 34T v A R 0767 I R v v
KWL EAN B, (A2 45 253845 69T
B P B BSOS R S 5 18 0 A PR 20 LK
W25 52 AT 5 KK e,

BEEL : SEERETHI2 SMA REEHM#EN, B
Ui -4 21 SMIN 2 35k PRI 4 DB SC, e st bR i
TRYT PSR e, H R R R R O s sh &
B RIS SRS AG A 2R, I SN SRR AT SMA J2
PAFAEIRIRII S . ([A] %100 %)

AP ES SRMETHE L RS, RNH
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