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Abstract

Thalassemia is a genetic disorder characterized by the disorder of globin peptide chain synthesis.
Its pathogenesis is that genetic variations lead to an imbalance in the synthesis ratio of hemoglobin
a chains and non-a chains. According to the different involved genes, it is mainly divided into a-
thalassemia and fB-thalassemia. Traditionally, the most commonly used way to improve anemia is
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blood transfusion therapy. Given factors such as the tight blood supply and economic conditions in
our country, most patients in China find it difficult to receive standardized blood transfusions. Drug
treatments that can effectively improve anemia have been under exploration. luspatercept is a
erythropoietic maturation agent and has been approved in China for the treatment of S-thalassemia.
This article aims to review the relevant research progress of luspatercept in the treatment of g-
thalassemia.
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1. 518

by o 2 AL — 2H DABRER 1 IR B B BRSSO R AL P, JLRIFNLEN o BUAE o BREE A AR Rk
Wi - BSOk B 1 AT AALTT e R0 4 L o DA % i B AN B A DA B i A R T, R RIS
AT PO EEE 1] [2]. RS2 RIERIRE, FEHN o HITTR g HLAT; FoIRIG R ™ B AR 5
FECE AL, > % I A L 3 7T (transfusion dependent thalassemia, TDT) AN A 4 ifi 44 #6i 7 #1 7% (non-
transfusion dependent thalassemia, NTDT) [3]. ATH = A Bon, RER A EMITELX, Hf, KE -
OB HE T e B = 1 =AM 3 A )75 (6.66%) 1R (5.11%) il B /1 (4.63%) [4]-

B-H 37 1M (beta thalassemia) FISUR LT & 204 B BRER [ AR BURAS 17T 51 A BV LS M. IR _EAR
PR AR, Ao A, R R BN A 3 PP AY[5]. R AL AT T v UG B B IR R, AR
F WA L ECE MR L. o, SECh TR LLA R R E 0 3 KK LA G IR |
ToRR LT AR AR AN SN RIS I TERUAT A0 AR S BB A 1M, S PR BT if 2 0 40 b g 3 1l
IS R E R EAS . AR BEAME MAEHARE[6]. FHIBYT A = 2 J5 )2 18 14 21 41 i ey A
Bl . K, BEAR, mEeiE. FRERMEYE, HTFEFEE RSO i issT s
BB, WD REANE . R E MR I B [T R R, BT R R, B 48.67%1Hh
H BT I A8 TE TR RE B R N AT R TR T o T L, R A S R A A DR E R . BRI R A DGR
R, SIS BRG] KA E RR[8]. BT B AR TR I LR BB AR YT DU DG ROE, R
(10 A5 3% I L 52 21 7™ IR [9]

BRI, BeClB 22 ML -1 3T 25— BAER R T, R TIRTT B- M3 B 8022 I A v 2= 24 s PR 5 6
FET RSPy AR BEA UKL S5 T 251 7I[10], BEJE, FREENR. (R iR Hpbfdiz. WAl
i S X e 2 W A AR AT — 5 BT R BEE MR SRR, DRAE ok ik 22 T i b 27 26 3 37 1 ()
FZGYFF A . E AR IR ) 259 3 B A AE KR - BRI 250 RS IE B (1 (Fpn)$iil 5. 41
1 i TR PR VRS A 77 TR PR TR -9 477 . Minihepeiding Z5[11], IXUEZGARINLE . A R HE sk i
TR TR AR BEAI G RBOE ML, AT T X 2 A ML SE IR NI T AT S8 A HE YR T o (R 2040 i A
PGB R, I TGF-B El A4 e BB 1) JE 2 2T 20 i A= i, HoA Rt e Ak CAERIE 72 R A8 B AT [12]

2. RUEKETp REGY: FHEE
RGP TR — SR A M KRS T B A 1, AR TU R 1 2 T T 1
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B R R R AR . HATIm IR _EBAT 20 TGF-p $E10 701 RILERT 254, 1251 R T
TE Ny ] TGF-B 5L & PR, TGF-p 2R & B H A TGF-4 /Ny 1 Bl RI[138]. #ik
ARET pER BRI, SRR T(GDF). EAiT#% B K “BuER " MM N E S
FHI Smad 2/3,  CLIE B 2 G AL 40 A= 5 7O 157U [14] [15].

%574 (Luspatercept, PARIFKJy ACE-536)/e —FHCiARAFE, HINRZRRER GL [ Fo 45435 5%
IR AR 1B I AP S5 Sk ST T T PR R S A . BRI T RBC AR B UIR B, JEiL 594
2 RBC AN R N 1 - R Fe AU AE R N 1= B SIRBC IR 2 &, FRARS H G55 K Smad 2/3 {5 5 il %K)
Fe'z, KGN RBC Wi, EHLIARESS ™ £ 3 £ IEH RBC [16].

3. BREEIRTT p- i hig s MAVIE RN
3.1 | {AikE

B PG NS B — T SRR A — T SRR A 5 Lo E I 1A BEML. XU 2RI R
7 E R 06 T (NCT01432717) [17], iZiRE&T 2011 4F 9 AZE 2012 4 9 AE— DA —ImAKH 7t
(Celerion, HfR, SEAIZEIH)BAT . ZHFFRAN 32 LA 510 L, W45 24 2 BENLEE 2 FMIATT 132
HN 8 L FEHLE % 2RI %2« ACE-536 LA 0.0625. 0.125 #i1 0.25 mg/kg )75 & 7K F-7E LA P4~ BA 51
HEAT I BA%1 1,0.0625 mg/kg, #i7l; BA%I 2, —7i1] 0.125 mg/kg (BF 72 )5 BA%1) 3, 2 71 0.125 mg/kgs
FIBAS 4,0.25 mg/kg, 7. i%—HAHF 045 R, ACE-536 AT LA =E h il r 4 i A i 31 n i i il o &
PR AL K. TEA R AKE R, IR 1A A B il i v ik R e 4 i a2 B
TFA . X ST 35 5 52 E 1T ) ACE-536 #£ MDS M1 g-Hb rh g 2% I Fi g b i 2 PR ka6, I Ti97
RRAT A AR 5 RS AL

3.2. 1l Bk e

BEYOND (NCT01749540) [18]/2 —IEANMNE KM+ A0 AT/ 2 31, L. BE. 290,
RN IERLG . ZSCIGAE 2018 4E 2 H 5 HZE 2019 4£ 10 A 14 HlaIEE T, LiHE 7 160 4 HE B
AR ST B3 . Foh 145 24 B BB AL 7 e 22 2 R 7 8 (n = 96) B BRI(n = 49). 82 (57%) % B H
L, 63 (43%)% B N T, fEXERIT M, PR E e BRI SE 13 & 24 WU 3 A — IR KT
WS NE T, Frek 48 . ZH A R A SURTER A ML S AL, 58 13 & 24 AR ES: 12 BN
SP$5) L2 B R B AL R 2 1 I 1.0 g/dL BREA b o AR Tk B 1 AR A A FE DR R ZH 1Y 96 44 R
A T4 (T71%) 4 B3 L0 FREE 2NN 1 1.0 g/dL (5 WX 22 77.1[95% C1 68.7~85.5]; p < 0.0001).
SRR A AT B BRI Ol BRI A T R A T B AN R SR B LU BT e B IZE (11 [129%]
Vs 12 [25%)]). M P 2H A i LIRS R S ELFE B R (35 [37%])~ Sk (29 [30%]) A% 1R (28 [29%]) »  7E
WA A 405 A i ZE BT . XTI FEIAE AL T 5 ST KB B .

3.3. 11l BAi 58

BELIEVE (NCT02604433) [19]/&—HifE 15 /MEZK 1) 65 /N7 3 1. BEbL. XUE . RS
s . IR 7E 2016 4F 7 H 3 2017 4 6 AN AT, L4 336 L EE S, HEFHTFRE 18 Y
Ll b, Hie A p-Hhig AR p- MR A 9F E AU AT, DL 2:1 O BRI BE AL S il e 2 St S
FRy T A D R P B B, D HRLR 48 ], L 224 A BE W B D R4, 112 44 B
LB BRI o A R B SR AR TE S 13 F5F 24 A, MIEZRENZ 12 R [RIRR HAR], Fn i £ 4H
bE/b 3% E AL, I HAELL 12 JE (R kR Rl D 280 2 N TA AL, FESS 13 25 24 A, A&
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/b 330011 HB 2 Fo i S P NI 2R ek D, FLTEIX — 12 JH IR b 1 &b 2 AN sy, R A
) £ LA B 3 T 2 R R 2E(21.4% vs. 4.5%, p < 0.001). {EATE 12 JAWTRIEB A, S5 @mdste, 2
R T 7 2 ek i I £ P A2 /0 33911 3 T 4 LE R 5 (70.5% vs. 29.5%), J /b 1 4H 22/ 50001
B 45 L AR B 155 (40.2% vs.6.3%) « 7157 48 I, B P 4H ) I35 2k B 1 /KPP X AR LL 22 R 741K 348 ug/L
(5% E(FX (], —517 £-179). B HEFE AR B PEE R ST, Sh® . I A e JRIR IMUAE A R 3
PERAZR G TRERA. Bz, SERAML, 2P RiEay T gt , e aan e BE e
SR EE R, HARFASEERT ISR . RTINS PR R T B, B
e Ee A i A A B — YR 3 Bl DA AN R S5 44(29.1% [95% Cl, 23.3 % 35.6] vs.15.6% [95% CI, 9.4 &
23.8]). DRFPUEAH PR E W 3 EU EAS REARITIM(3.1%, B AH N 0%). kAR LG
(2.7%, 1122 Z R 2H 9 0.9%) Ml i RIR MLAE (2.7%, 122 E 40 0%) .

4, FE—TRE T BELIEVE 3R H ) 3 K7 80R 22 A A BE U i 25 P [20], #% 2021 4F 1
H 5 H, fEZRIEHA, EAE 12 FEkEE, 173 4 (77%) 85 AR 24 A RBEIE, 116 44(52%)
B I L A AR B> T 3% E £ . ERF ST, R R AR 3 RECE G IR TT A R AS R A
(TEAE)/E 72 ML (JLI[3%]) « FHF 42k B 18 i (- 51 [2%]) A B i (L 1 [2%]) s 71 44 (23%) i3 A 1 ™ TEAE.
AT R, B FCHHIRI A R R AR TR T AR SGAE T . IX K A4S IR S T B 45 T M AE AR A L P - b
MR ST deAh, — IO T BV Re G L o) A5 3 3 A DG 2B 3% o = (HRQoL) (1 2 e 1Ak 43 B v 2R
[21], 7EWFFCHAIE], DHEIY + B SCRRRIT (BSC)H I, kA fs, R GRRr 7 R A
TIF 7 340 1) 1) i B A 9 26 3% 5 B (HRQoL), il B R T e

4. ASEtFPEIHR

T S I T — P IGUE T B R E B R T O 2 A . ELEMENT BFFE[22] 2 — e
KRACK ) AT IR ERTIEVERAZIWT 9T, 76 2021 45 1 H 1 H% 2024 45 H 31 HEAIR, 49\ 56 4 € H
BV #252 BRE PR T BT TOT &35 o a2 DR v % 22/ 12 FE 1Y) 48 4 88 nO%u, i 7
SBIR, 37148 (T7%) &AL IRITHUGET 24 AW A >15 AL L 7AaE. b, 12 £ 85 8E 20 £ 24 4
AT RIS AH . AT IRIT A 48 JE(12~172), 48 AN 39 A (81%)#3% T £/0 24 FEMIGIT . 48 N,
Hirh 10/48 (21%) 757 13~24 J(3 HiR5a FR) 3= Z2 2% i) L 7 4EL 02> > 33%. 4 58 22/ 12 JA AN
i, Forb 3B Z SR 22 i WSR2 RAF, RKAESCTFE. JRIT R I TEAE FIS% 5 3
HABIE TR A 2, 3R B R P A LSt S AT R RE S I PR — i T RS e 4.

X451 TE B N AR IS BIRE R, 7 SRR S 22 (23] I AR R B, P R S, 2 AR
AR AR £ 355 L2028 1 40 3 1 1.8 g/dL 1 2.3 gldL; 4 5% AR i 8y sk v 2 4ol i &40 ) R 1
40.0041 80.7%, LR M40 8 A 3 3R s 3] 10.1 g/dL F1 10.3g/dL. X Ubgh Byt — &8 T B4 iy A
Hh N A IR RO R

5. ARKIERIER R

BTG T 2019 4R 34956 [ A 5h 25 50 B TR R (FDA) [24] 3tk e, 35T 2020 4E -1 RN 24 i 7
JRI[25] otk itE, TR T T T B AL AN B M e 2T i A B S . AR H AT, EEE MR
Wi B B R CLth v B VS TR T B B AR B S A E(MDS) BN B I AL A SRk 4 4 4
JL AL /NBR I 22 R 1) MDS/ B 88 1 B P e ) RN G R 2 0 IR bt s S5l 2 e v 5 vy 7
HoAb Mz, e BELr4iik, = OSORIA e R MR AN s iE, S RSB Zh AN T I, i i 40 i
M2 G4 REEAA K [26]-[28] -
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I HA, B PN O T B R P IS B UE (9 A A DG SR, G s AT S A [20] AT I R S ik 3% BH R v I R
R T RURLIAR 20 A 1 0L X v PR 22 I AR R I, R R R T 2 s, AR
B, R AT S AR, EIR T AR T R R R IUE AT A R M. 1 B, T %R 7 A
IR R, X R 2T BEa AR VR R e A 77, B WF TS R B, 8id ELISA e Al 85 (4 5 B 2k vk ]
DAFH T4 I 37 AR AX R 2540 [30] 0 spedlr () — TR T 43R 1 — bl B R e Ve AR i - AR IR
(LC-MS)ZE TIN5 v5,  aAE N LA AE S A 21 1 2 4 v 7 [31] [32]

T DA 2 2008 i — 4R A1, FEEAEET 330,000 44 525 52 1 32 ) L HE A= (L 7% H R i
M), HHETRTILEFITIENEAR AR, AR ZH0E RS ) R KN [33]. Rtk H #T IEAE AT
— ISR FE[34], DAVEAR B RIS 7E>6 <18 B R TDT g h i &tk M AR =R R B
L R, PHRFPGIEIE TDT JLE B 02 Atk STE SN PSR B 2 Atk — 5. AR IR PR 6114
BEMEEL 3 0B 4 JURIT T MR AE (TEAE), 254030715 0t Ay S0P A% H BT IEAE#EAT o sk, 2R

WM RENE D0 o~ 22 1 S AR T 08 MBI 2 MR, SR 5 18 1 s 3 vy 26 3 1) '
PEFTMAEAR, RAGE T 2150

6. RE

DRIy p-Hh bt i R R T AR TR, A T A A R R B A
PRENRE T SR, @& e TT VR IR 2 KR N R . P E, REERKNE
i fE— R R IRy IO S e, (E B R R B VE A, R R S e LB SR
X EARINA T IR B E T, XA B UTE N2 5 0. DRI R T W P 22 5 T g A HL A B
BRI IR o BEAN, FRARPITA A O B R DA B R, 0 T RO R, B anva T i
PR FEARIE HARBUMZL AR R T A RE I B, N5 S REUR G AAL 16 7 SR -

AT, A TSI 2 A A AL T TR B, 6 T BRI R e i T RNV, F
PEAT P IR RORE (K R, BT VAL R T A AT IE T 4R A R (HSCT) Bk R YT - RV IE 141 i
M (HSCT) ML RIG YT BAEMR G, (HH AT g 2 P60, R MEE . BORKERE. XRE
HE DRI 1) 75 5K DU T B PRUAL BT R A ARG S5 o S LRI, e o A O — e 2% HL 2 s O K BIBL IRl vR 7
FBL AR A2l p-brhiEI e T AR . KRR, FATHIRE 2 BB U8 A S8 T 5
Rite, ARt — Dt ma T RN B I AE .
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