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Abstract

Transthyretin amyloid cardiomyopathy (ATTR-CM) is a rare, progressive and debilitating disease.
ATTR-CM is mainly caused by the accumulation of TTR amyloid protein in the myocardium. How-
ever, the clinical manifestations of ATTR-CM are diverse and lack specificity, so it is easily mis-
diagnosed or missed. There are a variety of tests available to more accurately diagnose the disease,
but their clinical value varies. Despite the overall poor prognosis of the disease, more and more
treatment options are being explored and undergoing clinical trials as the disease is further stu-
died. This article reviews the research status in transthyretin amyloid cardiomyopathy.
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1. 5|8

VEA REARTE A — A LA, e rp 5 3 B A BE LT AR A0 I AN SRR TR A B IR AR, 3
HLUE[1]. 2P LU 2N, Ao, Bk BB R WK R[] (2], BEE
) — el R L 60% ) S BEER R VR BEVE M AR YE(AL) B A B IIREZ R, 208 75%I1 B 2]
BB IHREAN A, 10%~20% & AT H B Bl e 4, M AR IRER S A UE B FEAS VE(ATTR) &8 1O I
A BRI O SR 1]. IRAE R E T B R AR, SO AR . H, Sk
EREE AR SRR FE AR PR (AL) L FUIRARER B Ve FEAR PE(ATTR) R S I PR, &0t 4 13 95%
R JESE A AR MR [ 2] [3]

2. ATTR-CM R4

B HUIR AR FE R R O U (ATTR-CM) & — R g e, s U B4 IR 2 R4t
%2 5, X REC RS R DU AE  ARHE % HOIR IR 3R (TTR) B R R | K A2 RAZ, ATTR v 73 A 2K
15t 4% T (hereditary ATTR, hATTR), t#FK AR (mutant ATTR, ATTRm), PLJ B 4E R (wildtype ATTR,
ATTRwt).

AR R E A(TTR)E R R A 2 P RO 2, JFEHALESEE P, X2l PRIRRE
HIERFEAR DR (ATTR-CM) ) EEE [H [4]. MRIE 2016 FEREATH— TR 7T, 4Bk ATTR-CM B it
LTI L AR 5 i, TS A AN (5 249 12%, (RFESE [, BFAE R ATTR B85 (1 EL il T 23K P 357K P[5

LR ATTR (hATTR)/ZRAZA! ATTR (ATTRm)E F A2 DL Gtk B vk idiAL 5 AL, 1 TTR &
RS, Bt R 7S 130 FOARFEFRAZRF 4], HA Val30Met F1 Vall221le KA HH
HIL[6]. Vall22lle AF FE FHECLHIZAL, 1M Val30Met AL N 3= ZRZMFH L RSE[7].

B R ATTR (ATTRwt)-5 2 R RAR A B GG, HAMALE] B AT M ARG . ATTRwt 55 WL 60
SULERNEE, HEMEFE LM EEE L8], —T TR, 75 85 S UL M AR, 496 25%
INTECF LIRS ATTR YIRR[9]. W52 4 B4 54 E skl B oK 102 45 B 3 TR R PR A
PRSI & B 11%~16% [ 2234 A & 364 ATTRwt [10]. F&T HaiRI TBoa BR A0 772 1 R BR 14 LA
KGR EAS T 2R ENRA L, S35 ATTR-CM BFH R RIS, XEWE T ATTR-CM
BEMBELEWEMANGITNTE L . R0, BEEX IR VORREE S, P BAH BE 0% 5 4 iR
SRV R %05 ER

3. IGRRIEHBEREE ATTR-CM BHI PRI {E

ATTR-CM [AmIdRESe e, SR SR AUREIRAARAE, B & M2 eiR2. Jollsin, H
TERIRRRIZ O S35, BA O S L E AN AR R o NUR I RFIE . BEE ORI, B mThE
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HH P PR A T AT PRI AN B R SR . AN, DAL S RGERI 2 BT R S EUS AlLERH,
BEAE— T H AR 7T o, BE ATTR-CM S8 5 WO R E 0, 20 70% 1) 38O B i
EE[11].

AR B R T LA ATTR-CM ) “EoRAE” , DLER S R BRI 12008 Rt 12 [12]: 1)
BN E R M E > 40%), FNEECRER A SREETALEY K 2) A 0K E
N E R JERO TG QRS HUE mMRI: 3) FHEMRENSEDAS: 4) BFEAREREZE. K
W B A, A A OERE; 5) PR RO 2 A A AR M) AN BETH 52 18 55k 25 4 il
FHIFIR/EL B SZARFHA AT 6) 2RV EMAHRAEPN), Bl EA H EMEIThiERE; 7) Kk
PERE AP AT 8) Z AR A B i 5 &5 A A AN/ BB AR A5 s 9) IR IR AN, R SR
B F R HORBURHZ T ATTR-CM,  FFHEBEIE RS A 7518 B FF A% SRR (1 82 I R RF e B M e

HAT, £XUEMPEREREE, F2MEEEARNRPZENE, OFOmE. OB . O IF
PR O NURZEZ IR O P BT R R 25 R AR 5

O HRET S, TR R — R K H AR ZE Y, AU 25%1) hATTR 8848
e R R QRS BRI HL [ 13] [14], BT LMYA AR SE QRS R BEAR H IR 54T B0 096 f0 975 28 42
ANHEER), HHELSWE SRR . B TR, e AR RO H B IR T RER I HABRRAE, a0
OIS AL SRR A ST BeltAb %5 .

7 0 30 R T 0 A AR IE R FE AR I, (H A B2 I 7 T RO A PR . BB 00 K R Ve R i
DR SEOONAIMAR K, AR YUE = RS > 12 mm. B4, JERFEE A TR SO L E
FE S, DRI AT DU I S LA ) RIOREIR IR Sk 7R e R 1 BV [15] [16]. 34h, — D7
IR T ZAEBE SUE R RARN 25 0 & AT BORIRE AR O LI ) N AR AT BT AY, SR AR s 0 LA
Il WS40 Th RE I BB [ 16] 0 X b 75 v058e F [X 2 S B 5 28 e oo U7 AR A JEE AL o UL A 35 B (BRI RE TE T IX 40 AN
[ 28 2 (R E R AR O LG o

A0 = B (B AR IRV EVM)S2E M EnSite NavX &4tk CARTO R4i% =4Emibnill 245:, *K
FH O A FEESURR AN (B8 B L BRI A O = I 7 “AIRH R X 38 (low-voltage area, LVA)” , ] DAHE/R A7 00 %
U AR X3, A0 WLZH 2R i IR B AR 2 5 SO R IR IR PR . I 3 — U AU R B, TE O LE R AR
PR, SO AN S F P PR R IR 5 R 5 B ) B A 2 AR AE R IR RAR DG, B A 0 5 F T P R 4R
M P B2 VE A 2 1 s Y 8 B AR A, JF H RV EVM W] B HL A TS E[17].

CMEREFEHR(CMR) (AL X L FIZE R X LG 5i(LGE) )72 N T O SE M RS 2 T, B 5 s i
JEE(80%) 4551 (94%)  BH T THIIAE (92%) Kl BH PE THMMEL(85%) [18]. o VLIE M AL AR (AR E RIS
O A AL LZ PR AREL T RE IR 5L, FE o T SN O UL A AR B DL AR S IR B 5 30 A vt
TR ] B SR (T1 mapping) A, $&w 7RIS B2, o] DATE A AN A LG 7R AR AR 0 T 3647 I € o
3 3 O L A 15 S A G AR 0 (EC V). ECV AT DA Lo fILIE) S50 28 AR, 31X — 7 etk
i E A IO LVE K FF 28 3 478 o X T ATTR-CM 38, H TUE A ECV iy T JE AL Lo U 38 [19] [20]
454 Native T1 mapping Ml ECV HRMMA, A LUEIRXT ATTR-CM HiE i FE B F TR ) s SR, 2
AR, FEVERE AL, CMR LIEMERIX 7 AL A1 ATTR, X PIFRE CMR RI EAEE—
TEMIZE 5

O IURZ ZE 433 T DU AR 10 iR AR SRR X o i B 2 B ATTR, J HE A Bem U AR 21
[22]. XRKAFFEERREATAYH T & B REFIg R IT LS DI A R ) TTR V1456, X0l Ee
5 TTR 4P B A & B 55 FiilE 99mTe-PYP #E12 W ATTR-CM J5 TH1 FL A 5 i ()R S P R ek
PE[23]. HATAANRIARHESR Perugini AW PFoME, 1ZI7VEH TP 99mTe BERR ELATA A% A4 0L
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T BARPP AR e R Jo O WU BURTIE 5 S 20 0, OUEEREE /DN TIEIES A 1, L
AR ST W 3 ER o 2, OUEREE KT IEEiEoh 3. H, 0 HEBR ATTR-CM; 1
oy — R RO, ARG R PR i FE MR SR O e M FE AR 1 R 2, AT B 5 ZEEAT O WSO LR 2S£ s 2
SYEL 3 AT RN ATTR-CM. HRHE 2021 AF BRI OO 222 B FT 2 Wbl , 6T I35/ PR HH B2 5 B 4
JEBREE A I BERLO IR TE MR R B, R OIIZ RIS > 2 47, WAT##i28 ATTR-CM, L&
TN ELIIER24]. XLE)575:9 ATTR-CM HIARE AL Bkt 7 52 p T A,

Or O LTSRS B A A S WITE By FE AR K “ b ” o MR EE BEA ATTR-CM I, HiEH
TR O N O ILERE . R RIERA )G, EmMIRIE RS TS, S5 REET 5 v AR O
LR A AEME L 22 528 . SR, FR T BB SR L R A8 40 A (0 25 5, 2400 P B LT AR &5 SO B Ve
e EHERRIE M PR IS . R, 7EMBEEAR S R, FELE A ARG BB &4 R b
FIWr o

H B I RAS & A2 2= ek 52 & X 1L % ATTR (hAATTR)FIEF A2 ATTR (ATTRwt), X
11289 ATTR-CM [ JE 2, 35 14T JE RIS N o e ik 56 PR 7 >R 28 531l hATTR-CM 1 ATTRwt-CM [25] [26]
[X /> hATTR fl ATTRwt FEH HE, [KN— HAHIAH hATTR, IR IR AEISAE & 1) 332047 FH 56 S8 Ak 51
{18 5 R 75 A o oF 5 G 70 A7 35 ERUAS WU W] AVt A AT PR3 IRV, R mT B FRDREAR TV 7 TR SRR L5 R
tbAh, FLisyT 757 H AT 0O&E T hATTR, WRFESMEEME RA T R, HOHENREEWME RS
TR, NRFEPATHEREA R . SRR UL, BRI T I BUS VAL RITE R, ik
EAR AN S R R .

4. ATTR-CM B93&r

EEXE ATTR-CM HII6 YT 50 XPREVG ST FUR NG ST, IR B R G o i BRI T 2 B SE b
FEARHIARAA A, B TTR AR UUR, 2R AT RE S BETPOZLRE,  DAE S Bk F O 050 J8
s -

4.1. IBFERETT

T TTR EEAEFME G R, R AL A2 —Ff T ATTR-CM 535 FPIERS A T3 2082 95%K)
RAZ TTR MU e S T AL R T LABH I 5 S A A AL M e 200 AR AR G R i O AR 3 i, (BRI BHLIE CU Kk
AVE AR SRR RBERE(27]. FIeRIRTTURIL, HSZ 1A HHIEALCo I/ B RS AR T Y (83 HEAY
P52 IR REAR 0 0 A AE A IIE A 5 4E28]. SR, X T IXA AR TAT PEATS R 5 22 58 2 i) B0s Mk 92 52
Fro fEHATAERAYRIT GO, SRS B LRI ET R 2506 7T BT

4.2. TTR BBEFH

4.2.1. Tafamidis

Tafamidis s& —FEFEPEECEF ) TTR FE ], HAT RS 2 R MERR . — WU 7045 R K W] Tafamidis
A BTG BRRE R, 4% ATTRwt-CM 3% hATTR-CM H & 3EAT 1 30 N H B e, 5%
R, Tafamidis 23 PRAK T 2 EBETIRE 30%, BEAR T O B A O AE Be USE 32%. BEAk, Tafamidis
WEGE T BF N HARTh Rea bR, WIRELE T B 6 P BT IRMEAL, H PR 1O WU R 45(KCCQ) & 4y
MR [29]. —TH G W AR, 5L, 80 mg i Tafamidis #E2% | ATTR-CM B 7E 30
AN H WO EIGEFIET TR DIREI T B [30]. o B 24 5 B H R TR 2020 4F 10 H fikifE T &R M H TR
JT ATTR-CM. ‘&R E K ATTR-CM 84 T DSRIG 5E 2 3R 7 IE £, R RR0E 3% oA
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4.2.2. Acoramidis

Acoramidis (AG10)/2 —Ff Ll AR IR R A FRE A, B TIRIT TTR AH IR UE 0 FE AL 195 o
Acoramidis A& 5 TTR PUSMALE G, 1E TIIOM RALN SO GRS T8, ff TTR Bnfae, Biibiek s
JR A2 TR BRI [3 1] AT, RERTEEE 1600 258 1) AG10 FE A fgik F] 5 80 27 Tafamidis AH (7]
ROR[32]0 fE—TRFFEH, 49 4 ATTRwt 8L hATTR 52 1 Acoramidis 800 ZZ 3¢ 400 =& 5% 5 ¢ & 57l
BT 28 R, SiRE R HILAMLL, MG TTR AR AN+50% +36%H1-7%. XLt R HITE
RN Acoramidis i, TTR #BNfaE, Ao KERHEME33]. B4 AN ATTRIBUTE-CM 5
(NCT03860935)1F i 7 AG10 800 mg bid 7%k, %W 7IHAZE T 632 LA IERI ATTR-CM &3, BEALAE
F Acoramidis FZE ), FEEMEIBIRARIT 12 MG 6 28 BT B ATIE B 1B, BLRIRYT 30
AN AR AEBET R L O R SS(E BE 2 . NT-proBNP AR FIIELE AR L AR 1L, B BT 7 O 2 58 i
HAE IS FE AR A

4.2.3. Dflunisal

Dflunisal /& —FI3k75 FDA by 19 dE 2R [E B 471 4 Z5(NSAID), ‘& A LG5 & ffa e TTR VUK, il
TRAE R Z M PR R AR SEI TTR MR MR E[34]. —HIGR IR i7~, Dflunisal &35 B {%
T FIEVEE AR 2 RIS S H R, JFOGE T EE AR E, X2 ATTR f—F#sE
FA[35]. —HUEMEER 500 252 Dflunisal J7 20 5T 45 5 SCHF 7 HAE hATTR & IyT 8. 281, K
296 19%01 54 K8 Dflunisal BIEIE IR HAF 7L, s W@ a4 B8R, OIS 5
PE[36]. RAEFA IR Dflunisal X FH @A OAIESH ONEEYbS WAV ED A — s
YERI37], {HARMNIGRMERE, BFHLE Dflunisal 1597 FRIBCRHF AT HA, Kk, Dflunisal 7E3EH
FEARVEIRTT FP AT R & —Fh AR 78 0 I I 2590

4.2.4. Tolcapone

Tolcapone J&—Fh 1A LA M -O- FH B L FE B A0 55), 5 A0 2 AR b 2 A1 R iGTT ih 4
. ©H TTR 456 A RENE AR/, ATLifae TTR WUSEAA[38]. Tolcapone CL4 4% HAE#E 1
A2, HT897 ATTR-CM. 11 58 1 45 5 SRR Tolcapone 1T~ ATTRwt il hATTR. #5712
N, IR 200 Z5E5T &) Tolcapone T LAM# TTR MF2E HEIG N 52%. & 4 /N RAT 100 25 Tolcapone
B FHTESE —RZ G 2 /N TTR F2g MR N 1 38.8%, X PR FRE: T 24 /NI [39]. BT Tolcapone
AT LU I e B, BB R Al D R RE TR T BRI ATTR BIJ7VE, 1K 2 —Fh WA AR 4 &
AN ATTR. ZHFRCT 2019 4F 4 A5ER, HERMAKRNCT03591757). REFIEX LA A4 4E
1255, Tolcapone 7 ATTR-CM PRI PR B FH AT SRAH 24 1R HE o 12 2454 1)~ 3 VAR B, 35 200 I 45 24 (A1 B
I HIEENE A RER e MRS AIZ SRS . Rk, FHEE 2 MG R FRIESE 471,

4.2.5. Mds84
TTR TR ESH NSRRI RS G 1048, XEgh & 48] IR e IR S 98, e
AMMH] TTR JEMFEE AMTER. Mds84 & —Fhaehs A &5 & Wi 8 & 80 4 TTR Bk, X Fh
P 5 A8 L 6 % 0 AR B TS AR 1) 6 B[R] 45 5 RURE[40]. FEAR AN S2EE F, Mds84 How Y EE BN 254 (n
Tolcapone 11 Tafamidis) 5 38 () TTR Fa & 1E[40] [41]. 2R1M0G, HHT M ARXT Mds84 2547 I AR R 56 1A «

4.2.6. PITB
PITB j& — ML T 280 /1 RIY TTR 45671, ‘5 TTR R &R, Re 8ot s ¥ 4= 4l ik
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FIAPIAN B DL IR 5 AH SG 1K) TTR A8 A (1 DU SRR i s A S48 o 0 T 874 A TTR A1 Val30Met-TTR,
PITB (1) 5S4 ZR 4> Al = I8 89.2%F1 92%. X T Val1221le-TTR, PITB {134 715 Tolcapone AH4[42].
PITB X #7474 TTR. Val30Met-TTR 1 Val122Ile-TTR = S fa 2 AT REE I R T SR LEAH
P HISE AN )T o AEASE B S, PITB X Val30Met-TTR I Val1221le-TTR [I55 A1 /1 HA & 5 T Tafamidis [43]
[44]. Wb4h, PITB EA R ORAEMFIAE, HHILEME. XELEERMEMSTS PITB BN A KGR R
B I E IR S, AR NIRYT ATTR HIBRIE IEIT .

4.3. TTR #1151

4.3.1. Patisiran

Patisiran J& —FPEF X 8 FUR AR & AL (TTR) /N T3 RNA (siRNA)ARTT 7772, i UiER 5 9500 K &
FHICH RNA 73 TR RIEER . — T 1 G PRIREE 7R, 7E45 T 29 4 hATTR B4 —HPIX 0.3 mg/kg
PSR SE, M3 TTR /KPARXT TR 28 1) F B T 85%, B KPBFIRIREIAE] 96% [45] [46]. LLAL,
APOLLO III #ls AR5 PEAL T Patisiran 3697 hATTR £ & A2 A 20 M 2e 4k [47]. Hedr, OF
WA TR T 126 13252 Patisiran ¥59T FIEE, 097 18 MNAE, 52BFIHMLIL, Patisiran 4 K10 E
DIRe A AT, A4 A O = AR A BB FEAE, (OFFMER I, 700 SRR K, 5O AR IR
RAAERILT- R R T 46%. FAh, —I0 2021 FHIHF 7045 R EIR[48], 16 4 4% Patisiran V77 ] hATTR
BEEEZ N 12 N A ROAEYET, 5 16 44452 Patisiran 1697 BB BUEVCEC ) ATTR-CM 8353547 E
o fEREOR, BAENIDIEThEEE R GE, 45 ECV Jl2> . NT-ProBNP iK% K[, 6 73 8lb AT EE B384,
DK B AR 25 SR O U T L 250820« Apollo-B BiF 7t & — T I3, 2 ey BEAL. 22 5000) f8 1k 7t
[49], BYEWIFT Patisiran X ATTR-CM HB#E IR . W7 T 2023 4F 10 A ARG T SREEE R, 5 124
HEF, Patisiran 201 6 20 Bh 20 AT FE B T FRIR AR T B4, BT Patisiran 2 (1) KCCQ-OS ¥4 J+ &,
M2 T . th4h, fE Patisiran ZHAEEH, FRAHICR N . SR AL AR 22 BE o L. IX d
G FF T Patisiran GEB5F2 2 £ 200 hATTR e AR T 2 RG0R R I, G = B3 10 AR V6 i

HHo

4.3.2. Vutrisiran

Vutrisiran #& — 25 A siRNA, HINEEZMLT Patisiran, {HE G FinikEfaeE e, 7 PAE K E A
5 mRNA JPHI4sG, BRI 2R EAR[50]. —OU T BIMBENL. 35 2B IR 7L T 80 4 fiF
LR, EIXTHAH, Vutrisiran LI BG40, I B UG E R 7 AR TTR MK
Vo GEREIR, MR TTR KK T 57%%E 97%, BARKTAE 50 & 90 KNIARFaE, BEFAE 90
KJg, FraREARIMm3E TTR A FHIEKE[51]. HELIOS-A J&—Ti I #8F 58, B #E1Pl Vutrisiran X
FH hATTR PR 2 R MR Z 0 1 38 BT RO 22 1R 52], WFACETIREI R, FEVARE se AR TE TR - B
2945, 10 KBATIREO MR 18 N H). mNIS7 BRI RARE IS H, SAME 2 BFIAAHE,
¥ Vutrisiran 1897 ) BE RIH B2 203% .. Hb4h, Vutrisiran 5 TTR B PR 5 Patisiran 7E8F 7R
BITRORA Y. IAh, 3B —BUEASATH I 22 B 500 5 (HELIOS-B, NCT04153149), S{EIT
fii Vutrisiran Xf84E RFIEF 4 R ATTR-CM GEE HIIT 2L, PLAAE 30 AN 3R] 42 PR B T 200 s 200 L 5
PR ZEE S . BRI AR AT AE RS 4E B . Vutrisiran T 2022 4E3815 7 3 E bk, FTHI7BEAN
B hATTR £ 2 KM AR .

4.3.3. Revusiran
Revusiran J& —F#E [ TTR 4774w 5 ) mRNA K siRNA, &5 N-Z B E P (GalNAc) 45 &, LUE
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5 AR b2 3R I 25 M VR R W A 1 SZ AR IR ELVE R (53] — T T RIS AE (B R Rtk AT, 451
{7R Revusiran HA R UF M2, FXFE G TTR KT 50%, 2 %58 & FEIK T 90% [53]. Endeavour
WIS — L. ZEF . WEM I AL, ST 206 4 EH hATTR-CM (EE, BIEES
Revusiran [F137 %0 SA1, fEH:5Z Revusiran Y597 B E Y, 78 7 N H POV IHN A 13%M B & 30T,
M52 2 R FNETT I EE R G 3% PR3 . BT 28, ZU st FEoth ki, 5%
AT A IS B B A L, RS AE T (R B R R (R > 75 %), I HAEFLZRIN 0 ) 38 b 1 150 5 ™
. RE TR LT R KM BAR RN, {H Revusiran A] fEAE LA R IE TR, SEGZWIMHE— ST
R BT[54]

4.3.4. Inotersen

Inotersen J& —Fl s UL H IR, BREWIEFEIEHES &% FY TTR ) mRNA ) 3 HERIIEX, M
1M 5] A2 AR AR EF A 7 TTR mRNA FIFEAE, FHIE TTR & E KA S, @b ie k7 & B iR [55]. 78
— DN, KA A Inotersen B 1IE B & 22 A AU, FRE 08 H0H 0 (10 2 Fe 05 76 Hh 10 4 0 U 1)
VEMPEER AT . RS T A Inotersen ¥RIT 1) 16 ZEFH T, W RILREGNE, FHALEHE
WA T 8.4%, P 6 i bATER BN T 20.2 2K[56]. NEURO-TTR I ARHF 7T B ox[57], XFF A & Fl
FIZEIRAS (1) hATTR H3, Inotersen AEH% I FFRMK TTR E /KT, ik ATTRm BH& AL RSP0
AAETEB . HAl, Inotersen TIRALHER TIAIT IR MR AL 1 ATTR-22 K MR Z 0 (I~ ) I s . X —
BEREXT T hATTR B R UZ L), NHAEME 7 — M e T ie e, A BB 5w R R I oo A 35 5
o HEl, et Ot TR 7 R VL P ATTR-2 R PERH 205 (I~11 ) I 8 2%

4.3.5. Eplontersen

Eplontersen /& —ff N-Z - FLHE I (GalNAC3) & A 1) = fil /1 ik LS TR, BEA 5 inotersen AL
BRI RS fE—T el fERXANEH e, Jf 45 AR R H 852 1 TR (120 mg)sk
Z 7§ (45 mg. 60 mg 5% 90 mg)f] Eplontersen BB IVEYT . W FLLE R KN, Eplontersen i # I i 2
PREFR . 177 5 (120 mg)H) Eplontersen 7£ fi K TTR #2277 [HIE R | 86%, 1M 2 &M 43 ik F] 1 86%-
91%7#194% [58].NEURO-TTRansform 7t 1, 3£ 45 144 44452 Eplontersen 1637 1 &, Horh 136 44(94.4%)
SERL T 66 JARIBE DT Fi4h 60 245252 2 FNGIT B T, 52 4(86.7%) 568 1 66 J& (IBE T 7t RoR,
1t 65 FWT, #5252 Eplontersen 57 183 I L5 4% FARBR R B FII N FE T 81.7%, Mz BANGIT 1 &
TR RA 11.2% [59]. X TGRSR, /£ 86 hATTR 2 K PEME I EE T, 5 2@,
Eplontersen 7597 AE % 2 2 FRAR M7 FARIR R BB E WAL . H AT IE/E3E1T ) CARDIO-TTRansform 58 &
—IZ 0 WE . BENURI B R 3 BH58, B 7E VP4l Eplontersen /£ ATTR-CM 3 H (17 240
2. R THRHEEE 1500 4 8%, Bl ECH52 Eplontersen {22 RFINAYT . T EA fURMEL 140
JAN OB SE T R ME RO ME FARLRE S R . IREA BFEE 120 ABEATE 6 20847 MR
KCCQ-0OS 1143 2L (NCT04136171) .

4.4. CRISPR/Cas9 ERALRERHAR

CRISPR [FH 4 1 i 3 A2 I RE S 51 5 RS B4 DNA [FFIHI/N RNA, RJ545A Cas9 WYIEES Hn) 5
RNA 4. @l SRR TR T g, S HAr i DNA JEEATUIH], i sE3l B
58 TR ) R B o FE LS5 BT R0 AT TR JE b A8 14 (1 DR A V697, TTR B 1 H SR — R (R G
FEPF WA G . D8 SR v T mT DUe Ik 80 v 40 i 56 4401 TTR 724, BHUEJS 2800 ATTR JERFELT
PRI K[60]. BEAh, BERVUBRAMSH] TTR HAm HFURIRIIRE, R T agiE® A InHp5 TTR
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S Z AR I PR G BERE[47] [60]. PRI, JERnfEyT ik B B R, AT BUER ATTR e FEAE
BEATRRIGEYT, i HL AT DURE G £ HUR AR SRR 00 U520, [ AR T T I PR 5 T8 R i %
NTLA-2001 #&—#1%:T CRISPR-Cas9 15 K 2H 4w By 7 V2, i fig Jo 40 oK MU i 16 R Gtk A7 ik« 7E
AN BEAT — R4 25)5, NTLA-2001 & 4# T TTR £, B IiE TTR KRR T 97%, FEFgEE D
12 NH . XA RER T KSR EE L, JERRE RETMARFEF[61]. f£—T0 1 5
t, BETEE NTLA-2001 #£ hATTR-PN fil ATTR-CM (97 %0, %0 7038 i il & 3% TTR KR 1TAt 24
B, dEREIR, fEER)E 28 K, KA TR NTLA-2001 757 S8 TTR /K552 HH L 23 1 FEA%
T 52%K0 87%, I H KA KAETEMA R IFM[62]. MK S, CRISPR/Cas9 F7A M & JE 1 7535 X 4w
FRIETT ATTR SERAEEVEI — AN o SR, 75 ZEadk— 0 A T RHIG PRS0 SR PPk L7 80Rn 2 4,
v 5 B R g 4R VA TT A S IR AR RS B ) f . Bl LA W R R, B R gmiRy T v S R R it o
TR TR RIS R IR T %
4.5. TTR ;&R

4.5.1. EERRMGBERELF DR

LUV E R R ETAER, BTN ERRE, 04355 T FDA MfitdE. DU K 50 AT
BLEE, TG T RERE A BRI A R[63] [64]. &1t S ik RE AR 1 22 2 b 29 RO PR BT HIE 7 SR
% PG K 3 AN/ AE 25 SAUIH R (TUDCA) [R5 2 {8 FH AT BAZR Bl TTR SRR UURR I BRARAH DG SR [ 65]
— I 2 WAL R B, ZPHIE A TUDCA WIBRA VR YT AT AR bV A AR et e, I B PEn 25266 .
SR, 53— T I 28 44 ATTR-CM 3 1) W78 LA 36% 132 B e i 7t, r 2254 AR
A FE, i PR ELRE AN B S PR Y SORT B P e 7, AR I 2% NT-proBNP /KPR B0 I REEAL[67].
— TSR R, 2P RMAE L ARG T ATTR-CM B 2 Al 210, I H 550w kR 1)
FasE bR SR G . FESORASKIRIAM BE rh, oD S AR N A1 8 T e [68]. HAlT, SCHZ P&
F T 0 IR VA A8 PR 3 RORE O UF AR A B, (H D& R tH— 2 3 R

4.5.2. NBEmpERE

TR BRI IR BT AT 4E AT 4 TTR FEE 67 s TR, A T RETEBRIBELME TTR DU AT
FEPE TTR PUZRAA[69]0 X LEHTA IS A AT LLUE IS W4 A S I HLERIE B ATTR YD, e ki
WFEER A RIERR[70]. 2 RTRFIX—525% 1) PRX004 7E ATTRm && 1) TR K COVID-19 KifAT
1M H 1k (NCT03336580) . H i, &H 74P A g 8 iR r& TTR W25 W EAE AT Im PR JT &, I
NNC6019-0001 F1 NI006. M 2022 FEFF-4H, —Ii44 K “NNC6019-0001 7 PN & K- T X # HUAR IR 2 &
FEREAR O LR (ATTR-CM) B 35 G Rt A 22 4k 7 (ORI FE IEAE HEAT R, 2 AU R0 1 B4R s 2 7E 0 31 52
JAYARIDIEE 6 438 AT MR FN NT-proBNP A8 fL(NCT05442047). NI006 (1) 1 HiFIEIEIE BN, 2t
A E RIS RER, SHERDANE T AAE 10 mg I, OV Gl R BRI 3% B
O FRESEIR ARG b 040 B AMAFR > e 12 AN B ) 9 A k2>, ~F4% NT-pro BNP FULUE &2 T /K¢
P BEAS, HARKIS 29I P A BN (71 B ATTR-CM 85 T IR %4
FrBX(NCT04360434), 1A TR W82 S Benid F2 oSG S 48 bR AR AR AE L o Fi EEURTRE A5 o B L) 25 8
VEREZLL T,

5. REERE

B R IR R S A VEAR A Lo U R — Pt R VRO, o ATTR-CM A8 ROBET 38 5 7 e Lo S A
S, EERIEAL 5. IR AR N T ok Bls BREE, SiasiaPBRIN. ARER
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BERANGR A BTl E i TR . RESEBMZIRIT ATTR-CM [EZ 57k, (BREE K AR 75
P A W3, z@%vnm&u\j\m?ﬂ%ﬁﬁﬁi%, TR ZE R 5y Hr .3 B 250 A B 1) R 9 T B2 e B T AR
HR, IFHWZMRIF[72]. HATERE, ATTR-CM KW ANATF AR IG — e Pkik . AT A2
A EINA TR TR VAL ATTR-CM FIRTT 25 RT3, N EE X B B FH R 2 A .
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