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HEAE D AL TIR 4 LR i kR P LRI S R
Fomehd 3L Val30Met % }]% AP RE AR ERE 020 £ 358 dE

% nerve conduction studies 143 S I

% sympathetic skin response BES] B oo

quantitative sensory testing méﬁ’ﬁ, °

electrocardiography mﬂﬁ”ﬁ, °

magnetic resonance imaging m‘{ﬁ"% o

YT L e % B NT-proBNP d witimiz & & > 30w 3 4 53[17] -
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55.3%[14,22] o R & WAL A Z L0 SR BRI F A 2B > TTR #3454 &
SRR R Bt £ R v (cardiomyopathy ) 0 TTR-FAP 5 4 2 ik 45
R TR R R S REY SN TSR S S e S R L T R ]
BEBFFES D LR THA J O TIR-FAP g5 £ > RIEERE Y T &8
e ip R [14]

2. TTR #& #_#)| (tetramer stabilizer )

TTR 4 €% 248 T TTR SH3 12k JRds #f v A58 > B 7 a0 af BVF50H
g foo & TIPS AR S P -

(1) Tafamidis

B4 2~ 3 #3257 tadamidis ¥ A E K 1 8 FAP i 4 ehp hie B 0
P h BHR A A A Y KSR B 2 & 3 TTRFAP s ¢ & R PaH o e
}%%}% A [16] » Tafamidis 1% $#%#& % 4 ¥ TTR g;ii]fr.;ﬂ{%il — %ﬁg’%t‘l‘ A
WAfE i o %0 B A 25 HA o SR 0 R R 30 60 23]
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Diflunisal &>t 2558 B fE o £ Z(NSAIDS )» 3 & # 55k 58 b JRIEM & X
B & LA R # 5% o Diflunisal P £ TTR e B8 - ot 482 - B R b
SR BT R R e i o TR HEEY R NSAID €35 T
AT HENE TR WRFT o fod L BRERER[24]

3. A F#F A (gene silencing)
(1) Patisiran

Patisiran £ % F#F L& L > L B Z 7V F R EFE PP (short
interfering RNAt, siRNA ) o Patisiran %+ & i & & # 2355 > siRNA ¢ & TTR
mRNA (messenger RNA) #3°2L8# %% ( 3~ untranslated region, 3 ~ -UTR ) %
& » T '% f2 mRNA » i&m #r4] TTR 14 = - Patisiran ¥ L e0% 2 & @E’ﬁi@?],.’:‘z B
MF frt wEsg B A Mo GlAc A T s BEF s FE s PRk~ BR P A s p
 RET T oot v ok % [25] -

(2) Inotersen

Inotersen & & & & % # p& (antisense oligonucleotide ) % &~ » i i ‘w2 % friw

*% nonsteroidal anti-inflammatory drug 1358 -
t% ribonucleic acid m‘{ﬁ”é, °
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% @ 1 RNase H {5 RNA 22> TTR thg 4 - 2 {1 & 28 54 2 5 (US.
FDAY) {fr& ¥ 124 inotersen * 77 < hARRT J&#4 % 5 4 14! 55 %[26] -

S BRISREENARLKPRR

FA AT 2023 E 40 25 p A2 B
BhowaE 2 2023 & 1 % 12 p Y 3ehF E
solution for injection, 50 mg/ml | * % 5 & 4 TTR 7EHMK 7 3 M4 &
BRI 27, 28] R B A ANARKEIFTR LA EREERREFL A
vutrisiran * ¥ 44 555 8 o Be BN H - s S e

=

LI FAR R IR FiE 2
4

© F7H A % % % vutrisiran

Vutrisiran 7 — & %% siRNA-GalNAc"#® 8 4+ » % 38 RNA + g & T "% 2 %
23 4e? 2 4] eH TTR mRNA » 2 (70 ‘}%‘ TTR ~ TTR 3¢ ff"f'_‘j%\« ¢ 1 TTR %v it
FERU[29] o Iy A K22 ;igiﬂ’( ¥ #% 0 H > vutrisiran %%‘v} RNA +3# (RNAiY)
P REAL > 51A2FREY TTR mRNA shiglit ' 2 > & % 8 3{e 4 44 5 TTR
F-v Fk & E o Vutrisiran 0% 2 % §oF ZHE LE 3B - L T L5 25mg o
AR vutrisitan Jpfy c 4 0 FRE A LA F A K 2,500IU 7 AT
3,0001U[30] «

(- ) WHO ATC % %76

AAFLT2024# 17 30 P AR 2w B S A ¢ e (World
Health Organization Collaborating Centre for Drug Statistics Methodology ) F. & [31] »
434 & % & 5 vutrisiran 2. ATC %~ %845 5 NO7XX18 » /& nervous system / other
nervous system drugs 37 %] % S AR TNOTXX ) F & 3 i 21 i o 5o
HY ISELAMAFRAL I § SAILTHF TR REEAZTEZEZN S F
A1 &= > Tpatisiran |2 A X2 5 M 27 Rog @ * >0k + 4 TIR
FEMEEA R S F A TR RN R RPRRRER U R - S P Lo
e P ki S R 2 TTR-FAP A2 S m # 5 B E & 5 % = Eﬂ'fi o

(=) 8 SF 5 RFF5 77 #5732

TR S A SRR 5 AT RTINS 8 S E S LY

“ % U.S.Food and Drug Administration %5 % °

¥ % N-acetylgalactosamine h¥g 8 -

W % RNA interference m‘ﬁ’i’, o

X 15 f= & ¢ 7 tirilazad - xaliproden ~ sodium oxybate - amifampridine - fampridine - laquinimod -
valbenazine ~ edaravone -~ inotersen - deutetrabenazine ~ arimoclomol ~ sodium phenylbutyrate and
ursodoxicoltaurine ~ eplontersen - tofersen - troriluzole °

Y 548~ ¢ 7 riluzole - tetrabenazine - tafamidis capsules 61 mg (3F ¥ i B 7 * *in = A W
LS LT RRA Bt AR R S LS R U RS F o § A
fi_fx ) ~ pitolisant ~ dextromethorphan °
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<5%‘%§}§‘§§H‘35§L# ﬁ\:é’>> R—‘?ﬁvé”;«Kq#J——&d;}L%: BN
A ) THFEIAEFELS A Ipatlslran - HEL 2 TTTR | T2 MuEEFEFR
[ooEal kiR S T Ae 0 F ik & JE patisiran o

(2) 6 RFFHmE 2F 2 FHF £ H[27]

32024 # 1% 12p & g#ﬂ%‘lﬁ"—_%‘ Stz FELE IR FHE
SR e AR ,rf rME B Y FE 2 B &I 4 B 5 patisiran 2 tafamidis e
#H ¢ > tafamidis (20mg soft capsule) WEERE2 R 3 TTR-FAP > #/
W}J%%mf }ﬁaﬁ’;:‘é‘)iim*““— Hy g A > Ay 1;? %5 R % 50 & patisiran

Ple JEREFEH o

(z) P LR ikg BT LHRT

N

‘\

“>

2024 & 17 4p hY AREREFITISL 2
3 T RHAERY ) BEEF  TRAETROES
pregabalin ~ pramipexole ~ ropinirole 2 patisiran ; & 2 7§ % 5.
g A S R AP M 2 oA SmE o182 IF & 5L 2] * 3 TTR ifEI R
5 A SRR P AFREM W Bl - FE LA A Dpatisitan ;= 5o
EiR% it 3 TTR-FAP -

7 j@%“/‘rj %{[33], l,{ﬁ;g
rr-(_:"_

I8 & %] & duloxetine ~

N LY

(T) A& EFApiTinfhy 2 F5

HWypn & &7 #@ 40 p v ig * 3t TTR-FAP 2. # 5.2 & ¢ 7 patisiran-tafamidis -
inotersen % diflunisal>* 7 patisiran % tafamidis P = i i,«ﬁi—»]ii“ AR e A BRI
P, HAp D2 IE & RN 4 sinotersen AN F E LH 2 9 5 ¥y AANA B EE
v g @ diflunisal P ARFF FORE LB AE MR YL 0 T RIFELH A
Vim LR o

REEATFELEAPITIAH B AP T Ao A = 0 & 35 ATC & 545
BRHFv i E - 2 ERESEHIEE -
Lz R ARERLI RSN L EE
ATC & 37 , s R
N ARV G BE A L LA i i
RNAi % 2
¥ 3% & 4 TTR
(transthyretin) %
NO7XX18 e Pl - A S e
Vutrisiran g R % (Familial | JZ %% & | 50 mg/ml = LIS
(>R % x5) Amyloidotic
Polyneuropathy
FAP) -
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ATC = 554 , s R T
Sa ARET R | A L 2 T )
TTR #& =

e R TTR

(transthyretin) %

MR RSB A
N07XX08 _ o

o & %  (Familial

tafamidis oy ; Cp o g 3
Gpbrp 3 F Amyloidotic % A | 20mg / cap (L SRS
) Ef) S Polyneuropathy) #¢
; S %R R E

BB - ) i

Lo

<A b2 B

Ko~ B BEE W R
NO2BAIl | TR
diflunisal 23 A A A R B S 2~ 3 250mg / tab g
1flunisa Bz g s A

WS 2R R
7 FH A

¥kt A E B 2
inotersen ¥

FOF O IL R o A

TTR(transthyretin)

R %j.\l;g\: r‘{;/;
75 TTR 32%
=R ol I
] | 2mg/ml A o % 2
(Fr i - )

B E o %
NO7XX12 (Familial

patisiran Amyloidotic

AT
s

pE R )

polyeuropathy) ° #!
S R o B E
BRI g - ~ -
m}?‘;, A o

= kRS (3 RTMER)

*3F 4 1 & 2% CADTH/pCODR~PBAC % NICE 2z -?ﬁ)% FHRIFRHRSL 2 2
REREZTFTHARFEH A FRPHETE BHF LS
Cochrane/PubMed/Embase #p B < },?Je » B fRL R i‘f? T BT _9_1%.‘«4 LidiER
2R mARMTRRAT L B o
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X ik 32 p
CADTH/pCODR 2023 E 120 24— pHERT % o
(4v £ +)

PBAC (;£) £ 22024 F 1% 8p ik > HEAPBITER o
NICE (# &) 2023 &2 24
Hugaps SMC (gafeff ) 2023 &£ 9 " o2 o

Cochrane/PubMed/Embase = & % o
73;3’;—’5#{ B2 TR ORPEFFAN2024£127 260 (H%KT SR AnEAIE
G

BeE - P ) fzig

3= 1 SMC % Scottish Medicines Consortium &t Z 4 £ | § méﬁ‘ﬂ'”ﬁ, °
(- ) CADTH/pCODR ( *t £ *+ ) [34]

%> CADTH z. 2B 4% F > 31,?] ~ B 4xF Tvutrisiran (> A E - P2 A% 49

[ HESRSS R i- W J
1. B2

CADTH ** 2023 & 12 " =3k 1'{?‘1 vutrisiran * %758 TTR 73E M4 % %
7% M A ;fﬁf% s PR RS S Lw TR 2GR R

%2 CADTH ¥ vutrisiran 2_ %5 1 1% i2
Acdpic R
FEZ & SRS A o Rk 2 8 @RS 1R S8 A L % (hATTR-PN) -
HERRREALH LAH 29 > TR g
1. PNDStagel 2 <3B - & FAPStage 1 =t 2
2. AT oFRDEMK (LHRL NYHA? 38 45%)
3. AEPFRRHALR X

Friomixe
B TR B R AR OB Ao LS S E BB R - L ET
B vutrisiran o ¢ % F 0 A AT M * vutrisiran iS5 o
B iR
FA A TR R4 L % vutrisiran iR
1. EPRAEPFANERT Figy L
2. BATRuRE

Z = XS BEEL € 0 5 New York Heart Association m‘{ﬁ’é’% o
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e i
B opA Fd £ 5 hATTR-PN RiE G5 ch% 7B T B ET{rin R o
B Vutrisiran # @ﬁ}i # TTR #& =% & RNAI 4 & * 32508 hATTR o

i

Vutrisiran £ 7 7 BAQEZE S % 3 F P * 200 F% hATTR-PN s ic L 1 i o

2. ZHMLHEA

(APOLLO %) 0t it % « 40 5 B PH Spm@RER & ¥
hATTR-PN = & i 4 vutrisiran 4p $0% A 0 2 ’}5 iR 7F TR

18 B ® pF > vutrisiran #pE>TZF A » 2 HE L P AR T %F‘%; —:.L % it
A SR A AT (AR mNISHT™) ~ @46 0 4 78 & W op il Spm %
% (fj # Norfolk QoL-DN®) - 2 g#E % it =4~ (4 R-ODS™) %44k o ¥
AR A dptk TPND > 7 X 3 vutrisiran B¢ G #] o

CDEC™ % f) & % 7 % HELIOS-A N TR~ B e /(i?iff??'] H e
1 g
4 ”

phek s A% 18 B PF > vutrisiran 4p T patisiran s & 7 TTRE B 1% 4 ig

25 2B F 72 7 M (non-inferiority® ) ; H s HELIOS-A #% 1% {8 4 478 %
7% «‘f?f » vutrisiran - patisiran & 48 % 9% #c > # 5 mNIS+7 ~ Norfolk QoL-DN
fo RODS = A » i # AW 42i0 vt 5§ 57 5 7] Bt B B @k

J1 » vutrisiran - patisiran ® % £ § i -

FA MR R L LG QR E N BERF Rt AR (f G
) mm«)%‘m:}% » CDEC 43 ) » vutrisiran # & % % ng 0 & § 5@ L T 2808
FoRBRIR PV RRS RE LD WY ST R vutrisiran 07
q % é%ﬁ)%“' %% PP 8 o gt ¢ CDEC 43 ) vutrisiran {c patisiran 3 #p iz c2%
P PG RET %”rrh% PR F B L E WA T C TRk %o
AEAPEEC] o MY E 2P PR E G A A o

o

3. Tk dh

1) rE

@Ak A EH L RLR ¢ > % Canadian Drug Expert Committee m"ﬁ?’j o

bb % modified Neuropathy Impairment Score+7 l—”’ﬂ%;”ﬁ% TR A AR ohdp ik o e PR S
2232 % 346320 TR NIER A AH SN A G BE e B4 B AIoR HEE S A Ak
BRAGE.

= Norfolk Quality of Life Questionnaire-Diabetic Neuropathy m‘ﬁ
A SRR AR PR R B AR P i
il%’ﬁﬁﬁ$@$iéw?ﬁ”°

dd % Rasch-built Overall Disability Scale SNER S ONIER R A A& ¥ Bk £ [35] -
€ 1] 10%% 7 TR i o

c PRI AR A R A B

B
iR b iR o A B R G 4
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s 7 i * hATTR-PN ¢ inotersen ¥ patisiran °

(2) PRI IF

A. HELIOS-A #5544 * APOLLO &5 sneh v FIA ¥R - IE{,‘_’F‘: HELIOS-A -
APOLLO %% ﬁ_éﬁ%jﬁ ek NPRNRE = 3 Yt ’]:f"ié‘:gﬁ'«‘fﬂ -k ﬁp‘ A

(baseline )3 #c %8 7+ » APOLLO ;é"l‘"ﬁﬁp‘ 4 #p i HELIOS-A B>t 5 Iﬁi {aedyp

i CADTH #F:fRhk & 7ol s GRAP Fih? T 7w ¢ BT oRhF &
S ﬁff&mﬁ REE o Pod @ ima AP Ty B Raip L
(bias)

B. HELIOS-A f= APOLLO #5% 7 i@k K- 04 £ HELIOS-A # B i
#3K 3 (open-label design) > @ APOLLO # * # 3 = 2 (double-blind
approach ) > 5 7 RS iz B AL B2 F Kehip £ > - Efdpdr R FHE L%

(integrity strategies ) &4c* 4|4 T4 B I%B"fﬁa A @H-p A2 A o A e
LN L E YIS KAREE SEV A& A RCE & R kY R e
BRE b o

C. Vutrisiran {v patisiran e4p ¥ »c@ g5 5 F 18~ 47 0 Flt & L 855 enik 2 4
KT 2L B2 R IRDT N TR ERET2HELT DT ¥
foo Flpt T F L A R

D. oA % 7dp i > mNIS+7 fde £ < TRA F a7 LA FRR ™ 5 @ B @ P4y
1 F) 5 mNISHT e et s FIat A ¥ SRR K RIER 0 T A R % 1
D w aREE #é’% FAEHERE e LA ERRNE R d P NTRE T
e e PND =4 » % #% ¥_7 HELIOS-A £ ¥_APOLLO #5% @ & 530 4F 2 (4
AT AR Z VAR R e

E. Fliid%iTk B-*‘Fé? B 18 " o Flpt 3 XUgER vutrisiran 305 4 Y2 eh
PE R drfpkaks o

F. fh & 7GR 5 o vutrisian ¥ 40 ¥ 1% 5§ fic hATTR-PN 5 £ ch— SRS o 2
d 3~ HELIOS-A #t “,% 73 hATTR & ’9"-‘-7}‘;5 FEZRAFIR B LB fﬁi}ﬁifl’k an P

(pre-symptomatic ) ~ 8L 5 i ¥ £ 4 (7 PND 324 5 4 & FAP % 3
ﬁﬂ) B RAOFEHAL IS TR R FEER O R T mE hiE D v
%2F o

G. HELIOS-A ¥ #-5 &3mf . iin mit B i eagockt %2 £F NYHA %53

4 i A T A4~ E% > F1Yt vutrisiran ¥ hATTR-PN J5 4 fhvs 508 & &
RN B A

(3) H s Tk KA

A. CDEC I pF~ 342 7 intotersen & P o ¥ * 32758 hATTR-PN en ¥ — {85 4% o
Pavig 2 s B L ko iy m bichER Y €Y RIRE S

P RELL M iR 2 ELESR -

B. Tk % fdp BEARRT L g8 £ oy o Bk L £ H I OREdy ) B

$ » CDEC iuf fik & 7u2 & o vutrisiran &2 # & RNA i 4 £ TTR 4% 2

S
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A F O E * A o Vutrisiran ¥ i 3 g R Ia R o FlA T RE{ Gaus
B ket obo B A 2 9 vgm 4 AR e 489 % 52 »x (4 patisiran

ﬁ% #% % vutrisiran ) °

C. HELIOS-A:%# Len? A E @ 543 ¢ B8 FAE S ;o v 4 505 o
Tk & Fdp ) 0 vutrisiran e patisiran £h% 2 TR AR 25 (e pow Ak L £ 2
g TR 0 ¥ RB Rk A B dHR) e

D. & ¢ #r3 hATTR-PN ey 4 38% &0 X 2% vutrisiran » 2 d 22 % b f/k 2%
ET”.]]%/\ Z3F LA q_jlga%}i_gé,g m]j‘%‘:’/\,rﬂLL,LLJ Iﬁi/\"sb,\_‘y_ﬁxyo

(= ) PBAC (;2i*) [36]

212024 F17 8p 3 PBAC 2 2 pF » ﬁi%lﬁl’aéézaii " vutrisiran | -
TREEE AT R

(=) NICE (#®) [37]

* NICE 2 2@ % > @~ M&EF  [vutrisiran > & fk- 8 & 3 F &4
MR AR -
1. nHE3

NICE * 2023 4 2 7 24 2 F R f* #3535k 4p 51 (TA868 ) 2 F fc f* vutrisiran
T ey L% 28 53 104 55 %2 hATTR-PN = 4 o & eh— f870 5 3%
B BEUIRPFELNGRPF £3R > % (simple discount) # i vutrisiran ; @
ek ACE LB iRt R T IR RERRT T A YR LE
ls\'ﬂkwﬁxﬂﬁ}i ifﬁ’i‘—»%go

2. ZFERBHILA (FrItie)
BB MR R Y B i W € #& < patisiran /5 0 @ vutrisiran fr patisiran

FARR eniEd 5% v B E L T L BB (MR b o PR TR R R R
#¥pd4p &1 > vutrisiran {r patisiran »c % 4p § -

(z) & FaFTH
1 #6 Fppdsmi ok -SMC (FRH) [38]

% SMC 2 2R @ T 85~ Big3 Tvumisinn 0 & - B8 AR F S
LA -
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s

SMC »+ 2023 # 9 # =4 2 g3 2 ’L*Fiz1v:$\ vutrisiran * M58 LAE R 1
W F 28 58 EA G m %L hATTR-PN & £ 55 4 o b3 2238 KL+ vutrisiran
# E0tE Bor ¥ - 48 siRNA m/r-)%‘:iff& o Patisiran * % hATTR-PN &_i%iF42 %
fr—"%? (ultra-orphan) % R BT » i o PPEREFOTRF b 4 * T

+ % (PAST)» g idpd & { K2 49 1} E LT AR o

2. RFFHEAM 2
(1) &5
3R 4 * 2248 %F Cochrane/PubMed/Embase & + F B 2. = (i p 40T o
"F 7| PICOS #us 405 (12 » THOF 15 & AR B RATEL A BT 2 g5 4

¥ (population) ~ ;5% > /# (intervention ) ~ % »c¥f & & (comparator ) ~ J 2P|
% 4% (outcome) % £ 7 K347 2 2 (study design) » H H0F if 2 Fa 4o ¢

Population 518 %28 TIR #2E KL 7 3 440 © SRR
e A g 4

Intervention vutrisiran

Comparator AX

Outcome Telk foxk & 24k

Study design 5= s L ¥ B3R5 (randomized controlled

trial ) ~ & st = }?L w B ( systematic review ) T

£ & #7 (meta-analysis )

-~

£ 1% 16 p ik > Mutrisiran” 5 M 4EF 2 FHF > F LR F L e o

iz fe + it 2. PICOS - i 4§ Cochrane/PubMed/Embase & v jt AL &L > * 2024

Q) HFE%

## Cochrane ~Pubmed % Embase ¥ jok Tl L » S0iE X ARAT A Jp & 6735 (2
PRl ALRM PR G AP RIS FIE 1 R & PICOS Aphd ek
Z B~ iiE%k (HELIOS-A > NCT03759379) [39]; ™ %2 1 K 4&% vutrisiran
JRR 4 ik B AR M 4 7 5 HELIOS-A 35 < (4000 7 %4 s #5524

ﬁ’é’-’, % Patient Access Scheme -
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( European Medicines Agency, EMA ) 3% 4 & # 74 it coqp B B [41] -

B>+ HELIOS-A " ¥ R E% » 2 X B 2 R i@d% “f 7 b $i vutrisiran
% patisian © ¥ € 22 APOLLO #5% 7 eh< & 7 v (hmz @ale) o
HELIOS-A 2% 8 - 38 5 W 5 ¢ < ~ 448~ BN hy 3 ek 3% 0 335k 9
A £ L 18585k £ TTR-FAP 2 5 £+ ~NIS®A #c /1 %+ 5 3] 130 4 ~PND
A o) 4 3B s KPSMem A 4 38 %90 60% > 2 7R r i ¥ o A 422 TTR 42
fi’??']‘ﬁ 7 RS B 4o = 2 B (washout period ) i, NYHA % &+ 32 2 T
LR et

f f F 2 e 3 00 31 St B3R vutrisiran & patisiran ie 0 1 & § 1345
TTR & 7] (V30M frzt V30M) {frhd NIS 354 (<50 fe250) A K #-% 3% iE
WaRIARE FHRFFYRFL I8 B 8 AL IRBERE R 0 R
EFRAT 18 B ¥ v rti®in (s 0 T ANAE W RBRPFERIEE vutrisiran Jo R o 2 E
patisiran e A #-fE Stip R 1) PEER L g o D e RN ) R

(infusion-related reactions, IRR ); 3 vutrisiran fn AR & R g o
oA E R RAp TR F PRt F AR E o Wi 2 &R FR

FRTAT -

# 7 HELIOS-A 2 APOLLO Tk 5% 34 1 i

- HELIOS-A #% APOLLO %
Tk iR
(NCT03759379) [42] (NCT01960348) [43]

gﬁ]gd'u‘%%‘if—?\:@‘
BAEE - 5 39 Tk 5% -
AxEp S 18 B P anEES A %

SRS Yo s BN R 3 TR R
WHKT | A~ S 18 B PR A RGR

%

B
1.18 7/ 85 f £ 3 TTR-FAP 2

1183185 fe & TTRFAP L+ |7 iJ AT

25~ [ NIS®A 55513042 PND 3 | I .
2.NIS #4 % 53] 130 4 ¥
% 3B 11 ¥
PND % 3B 12

3. KPS * *t %+ 60% .
3. KPS = ** % * 60%

?éﬁé%#”f L AT RLETFRSEST L AL AR RIETFESELT
& e X R fo RS AR X TR

%% neurological impartment score =i 8 5 ZAHP A Ko R G 4 B0 T ik 2 mNISHT -

hh % Karnofsky performance status SRERH B AARE o R AR 0 60 A R 4 R TR S
e B IR A adEn A S el (FaRR o

i Tafamidis % 14 % ; diflunisal % 3 % o

U2 gt stai 03 T B L gt st 4 T4 FfE (dexamethasone 10 mg 2 4p % v 4 2 g
¥]f% )~ ¢ PR acetaminophen 500 mg ~ ## 7% ;1 & H1 f2 %73 (diphenhydramine 50 mg ¢ 4p & »% 4
Z_EH ) & Fkid st H2 FE %74 (ranitidine SO0 mg & 4p £ 354 2 4 ) o
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N HELIOS-A 5% APOLLO %%
Tk 7%
(NCT03759379 ) [42] (NCT01960348 ) [43]
2. NYHA % & % % 2 2. K7 % - AW & %S
3. B AL 5
4 F#2Ed e TIR AR BALSZ L F XG0 7 R i
R F 98 ik
5.7 His & PN k7] 4.NYHAE£&<’*‘>~“2
S. B »E&m = R
T &5 7% A }%
6. @ 3 ABEEFLFI e ET
}i’r—\,z %; T A &
REF L 301 v BIE A RE T R E 201 B A R
vutrisiran £ patisiran ; 4 patisiran 2 % & #| ;
1. % 33 " &< - = vutrisiran 25 mg|1. # 3 },%?” %J/ patisiran 0.3
SLE R mg/kg >
2.2 3FRL - I LTHE S 2. & 353%‘5“?%@]51 0.3 mg/kg
R ek | patisiran 0.3mg/kg # % i3 b % J§f A
% Za % 18 B G riTn{s 0 X

7

;%LT'\'%: 18 B; 3 m ’J‘—]

EISHET S £ 18 B B ien R 73 v
0 £ i 2 | SR AT St
U % R RS E 2 | ,
B el ¥t £ Egk > X Fé"?‘]‘ Bde s

# ehvutrisiran o 0 2 F 3 B B
£ vutrisiran 25 mg > & * 6 B ? &%

vutrisiran 50 mg -

_ |patisiran 5% > & 3 L E-

B

A& TRkdp | %

9 B * pFovutrisiran fe ot IR {

% 18 % * p¥ > mNIS+7 p A #

7= A2 B mNIS+7 p APz e E |22 %E
¥ 9 2 PFovutrisiran s fo b 38E B % 18 B 2 pFo 0T 4R g A g
At T gtk p A 2 e g E ZLRHE
1. Norfolk QoL-DN 1. Norfolk QoL-DN
TETRFAR D, 2rpr 10 2 ¢ (7 AR 2. NIS-W
s (10-MWT) 3. R-ODS
(=534 |% 18 B * g > vutrisiran 2 fc¢2vz (4. 10-MWT
TRAE P | R e T AR p AP R 5. modified body-mass index
B) |1 mNIS+7 (mBMI) .
2. Norfolk QoL-DN 6. COMPASS 31
3. R-ODS
4,18 " s F TTRF S F A v
K= composite autonomic symptom score SRR O RFEROR A S P A GRS D R

A HPIS R BRI (T R A IEL o
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A AREHR R %

7 164 Lo A o~ B4R & » (modified intent-to-treat, mITT) 4 47

¥ > vutrisiran 2% 122 ¢ - patisiran 2% 42 & > H ¢ 2 w5 117 & (95.9%)

’fr 38 ¢ (90.5%) %= = 18 B0 e s RIS PR hIRE R R G 48 &

(62.3%) :,}%4 2 18 BT AR o *NA A FRXE TIR ATASF 0

vutrisiran 2.3% 61.5%: % 3 V3OM TRR # £ e 4 32 45.1%° 48 @ T vutrisiran

e /A e mi’xﬁﬁ FrHcip 2 > (2 vutrisiran 2.3 #2085 m),% A PND =4 1/2
o NIS<50 § % 34 fh LA B4 5 o

L5 RUPFLEAIERE L A ABE

HELIOS-A ##5% APOLLO #%
Vutrisiran Patisiran WY ok IR A
(n=122) (n=42) (n=164) (n=77)
k-3 7
¢ = #c (IQRX) 60 (20) # 60 (12) #% 60 (18) %k 63 (15) k&
%
T2 (%) 21 ~ (17.2%) 8 4 (19.0%) 29 £ (172%) | 25 ~ (32.5%)
TTR & 73
V30OM (%) 54 &+ (44.3%) 20 * (47.6%) 74 & (45.1%) | 40 © (51.9%)
#£ N30M (%) 68 £ (55.7%) 22 & (52.4%) 90 & (54.9%) | 37 ~+ (48.1%)
Lk TTR 48
(%) 75+ (61.5%) 33 4 (78.6%) 108 « (65.9%) | 41 ~ (53.2%)
0

'bg‘;ﬁ'ﬁ%:ﬁ*&%ﬁ(%) 40 & (32.8%) 14 © (33.3%) 54 4+ (32.9%) | 36 ¢+ (46.8%)
NIS A& # (%)
<50 78 ~+ (63.9%) 27 ~ (64.3%) 105 « (64.0%) | 35 « (45.5%)
>50-<100 39 « (32.0%) 13 £ (31.0%) 52 4+ (31.7%) | 33 ~ (42.9%)
>100 54 (4.1%) 2 4 (4.8%) 74 (43%) 9 4 (11.7%)
PND =4 (%)
1(F4rF%) 44 + (36.1%) 15 £ (35.7%) 59 4 (36.0%) | 20 ~+ (26.0%)
2 (=4 A"g2 % 2
) 50 £ (41.0%) 17 * (40.5%) 67 £ (40.9%) | 23 ¢+ (29.9%)
7+
3A(F 1yririg s
g 16 £ (13.1%) 74 (16.7%) 23 4 (14.0%) | 22 + (28.6%)
]"I
3B( g 2 4rivig s
a1 12 © (9.8%) 34 (7.1%) 15 £ (9.1%) 11 + (14.3%)
]"I

K% interquartile range(® A - FE)EEH -
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HELIOS-A :#5 ¥ B Y12 45 {3 /2% & + (modified intent-to-treat, mITT ) *% 3+
ZEEREN LS BE R EAE

3% A

Vutrisiran vs.
(@) mNIS+7 =75 ;}F‘ =

95 mITT &2 473 % > 0% Z{5 5% 9 B ? > vutrisiran 24P #3T% F & 2 - 5t
PEL TR LR e TNISTT L St R sk 2 2 (LS 45
PTSIE Covutrisiran Rt S 224 A 0 X FIR R H 4 1476 & 02 2 LS T9E L
-17 (95% CI 5-21.78 1 -12.22) ; vutrisiran £ % 9 i * pF > mNIS+7 :f};q iR
=g m}]% Ak 504% 0 a % AR S 182% > OR4.8 (95%CI24 % 9.5)-

% Eig 18 B Y PF > vutrisiran feAp R E A e 0 M AT R F e
mNIS+7 (Ap ¥t A8 en LS T 35:2 % & @ vutrisiran 28 > 0.46 0 % §#| e B 3%
40 28.09°2 % LS T35% 5-2855) ¥ Ry EMA =R 4R 4 v #4 > ﬁ_?ﬁiiﬁ T
g X EHEY ™ % 18 B P mNISHT7 s sedk v ¥ éi'lf?&f%f)ﬁa AEF - RO

“ﬁct THEXEHEPHITE B spi*m}}‘;‘;, AEY S B3 P R K ans o E (LS

T3ox 5-49.8)-

fr"

]F' é]; i F
3RS m)]% AL | F .‘:a‘.#, 7},\_‘?\

BT EE 2 %‘rmPND 2z 2 FAP fi}]’;‘ig\ﬂp ) {1;}%\ EMA 3=
% s 18 B 7 > vutrisiran (e Ap T E A e o
PND %4 2 FAP 5 A ) » #itFlsc -

- mITT"MSFE 2 = & foff & 2 dp ik

HELIOS-A#% | APOLLO #5%
Vutrisiran MELERGE |
(n=122) (n=77)
5538 mNIS+7
9 i 7 PFeNTR;E FS& M B2 A i n=114 n=67
AP A LS T 3o @ (SE®) -2.24 (1.43) 14.76 (2.0)
18 i ¥ P iRk i Sk 4 BE2 A K n=112 n=51
AP¥ A LS T im:egE (SE) -0.46 (1.6) 28.1 (2.3)
Vutrisiran fe% &# v g (9 B2 )

I'% least squares(& -] * = VR
MM RS §EE(<65 B vs. >65 Fi) o~ n
Hois Ft)~ 8 NIS #24 (NIS>50 vs. >50) ~ £ 7]
Jé)%‘(xvs )
m mITT THRLELERICHAE m&i’}}‘ﬁ/’,\,»\]f;\;
00 % standard error of mean(% % 3% &)mﬂﬂ B oo
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“HEE(9 A vs. H W ﬁ_*’%)‘ ¥
A (V300M vs.

B (A # vs.& EX vs.
£ V300M) ~ ¥ 5% TTR £ %
7 ;g;/\ﬁp(FAplvs FAP2 % 3)» 2 % x»«)":z*a: H(Evs.3) o
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HELIOS-A #% | APOLLO #%
Vutrisiran b3k R A
(n=122) (n=77)
LS T35% (95%CI) -17.0 (-21.78 % -12.22)
Vutrisiran fo% & & (18 B 7 )
LS T#=% (95%CI) -28.6 (-34.0 -23.1)
2 E&F#E Norfolk QoL-DN
9 i ¥ PFengRk if S % Bh2. A dic n=114 n=65
A4 Hp LS Tiz:cg & (SE) 33 (1.7) 129 (2.2)
18 i * PF ek i S % Bh2. A #ic n=111 n=48
LS T iag i (SE) -1.2 (1.8) 19.8 (2.6)
Vutrisiran fo% g & # (9 B 7 )
LS T5% (95%CI) -16.2 (-21.7 2-10.8)
Vutrisiran fo% & & (18 B 7 )
LS T5% (95%CI) -21.0 (-27.1 2-149)
7a_% R =g 10-MWT (HE #*= % m/sec)
9 ¥ PFeTRA RS M B2 A Hic n=113 n=68
APE A LS Tim:c% @ (SE) -0.133 (0.025) -0.001 (0.019)
18 i 7 PF iRk i85 ¥ BE2 X Kk n=112 n=55
¥ A H LS T i (SE) -0.024 (0.025) -0.264 (0.036)
Vutrisiran fo% g&v s (9 B 7 )
LS =% (95%CI) 0.131 (0.070 = 0.193)
Vutrisiran fo% & g (18 B 2 )
LS T5% (95%CI) 0.239 (0.154 = 0.325)
% iy 2R #¥E R-ODS
9 ¥ PFeTRA RS M B2 A Hic n=113 n=66
PSR H LS T 3o & (SE) -0.6 (0.5) -49 (0.7)
18 i 7 pF iR RSk K BE2 A #ic n=112 n=51
RS A H LS T 3o i (SE) -0.46 (1.6) 28.1 (2.3)
Vutrisiran e F&1v g (9 B 2 > F R ILH)
LS T5% (95%CI) 43 (277 % 6.0)
Vutrisiran fo% & g (18 B 2 )
LS T##23% (95%CI) 84 (6.5 104)
F &R =8 mBMI*
9 ¥ PFenRA iR SR M B2 A Hic n=112 n=68
RS AL H LS T o & (SE) 7.6 (7.9) -60.2 (10.1)
18 i ? PFeiRsk i85 ¥ Bh2 X Kk n=113 n=52

25/52



112CDR12077 Amvuttra

HELIOS-A #% | APOLLO #%
Vutrisiran b3k R A
(n=122) (n=77)
AR¥ A LS T %iE (SE) 25.0 (9.5) -115.7 (3.4)

(A £ (kg)'% 0 & % ()T = )x 8 31 ik A& (g/L)

(b) 2EEFTAI75%%

HELIOS-A ¢ =iz ch2 7 & 4 i (quality of life, QL) » ¢ 45 * % 9 % 18
i® * pF e Norfolk QoL-DN ~ 10-MWT %2 R-ODS -

B Norfolk QoL-DN

1245 % = > vutrisiran % 4p 0% E‘Iff‘f %zt v B ¥ :x 4 Norfolk QoL-DN
Boo by 94cx 18 B Y TR o &% 18 B ¥ pF > Norfolk QoL-DN % 4 £ AL #p
PEAp v T B e A A B0 bR A e 10.4% 0 vutrisiran 2 0] F 56.8%
(OR 11.3 > 95%CI 5.0 & 25.7) -

B 10-MWT

& 10-MWT B £ (7 23% & > vutrisiran 2 &% 9 fo% 18 B ! pFerdh 5 & 4P
LA i’xﬁﬁ weE TR & R e dpt o vutrisiran 2R F B F L 10-MWT
(%9 ? 22 LSTHZ 50131m/s>% 18B * 122 LST3HZL 5 0.239m/s) -

H  R-ODSP

& R-ODS | £ % it #42& > vutrisiran 22 %% 9 fv% 18 B * p¥F R-ODS 4p ¥+
RO T % B A U B

Vutrisiran vs. Patisiran

i34 3 » 47 % ¥ (per-protocol population ) =% % 18 i * pF TTR 7 4 +*
TR g R Pk % g 01 o vatrisitan 2 (n=122) - patisiran & (n=42)» & %31
T (P m#kE PR 528%:95%CI:1.17 % 925)-

TR EMAFTGRL TR I7ESTET 2%H A5 9B 21 18 B
" 5 A& mNIS+7 ~ Norfolk QoL-DN ~ IOMWT % R-ODS S ip ¥ > vutrisiran 2 {e

% Rasch-built Overall Disability Scale mﬁg“@j *AER AR #’ S0 2 Ak ¢ 81 enp? ¥ [35] -
W T 1@;%/;/& S % o A F R AR % L mITT :;,;; BAPEE S TTR=R » 2 &
¥ 6fck 18 " P B ipie R o SRR TTR =R 21 fhp 4
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2 Hp PAYITH OB chgit PR RS 18R 7 chgi
LS T 2 LS T=2x LS T 1o LS Ti5%
Tim
1= (95% CI) 1= (95% CI)
60.57 -1.37
vutrisiran -0.96 0.06 (n=112) -1.46
(n=122) (n=116)
mMNIS+7 (-6.14 = (-7.36 =
N 57.68 -0.42
patisiran 4.22) 1.53 (n=36) 443)
(n=42) (n=40)
47.1 -4.0
vutrisiran -3.6 -2.5 (n=111) -1.6
Norfolk (n=121) (n=115)
(982 (-8.6 &
QoL-DN 47.3 0.4
patisiran 2.6) -0.8 (n=38) 54)
(n=42) (n=40)
1.006 0.002 -0.019
vutrisiran 0.039 0.034
10MWT (n=122) (n=115) (n=112)
(-0.029 = (-0.064 =
(m/sec) 1.011 -0.037
patisiran 0.106) -0.053 (n=38) 0.132)
(n=42) (n=40)
1057.4 4.2
vutrisiran 3.7 21.8 (n=113) 14.2
(n=122) (n=114)
mBMI (-26.6 & (-219 %
1058.1 0.5
patisiran 34.1) 7.6 (n=38) 50.3)
(n=42) (n=38)
34.1 -04
vutrisiran 1.4 -1.2 (n=113) 0.1
(n=122) (n=115)
R-ODS (-0.7 & (-20x
isi 340 18 35) 12 (n=38) 22)
atisiran . -1. n= .
P (n=42) (n=40)
B. #¥zx >t

A S T

‘?H

:\"

3 2¢ }I;‘a A g% 4 23 yutrisiran 4p B 2_

B TR vutrisiran 2 97.5%¢up 4 TIEF A EPERDAE £

F"ér:c_l.‘:l)i
é%%#wﬁ°
?T%%(

# ¢ vutrisiran 23 4 2 %7~ > patisiran 23 3 % >

¥ ¢b% 3 % vutrisiran & msza
P2 Lgd e ) R
PR Z2 AMOuRES B A5 %

"od iR P hA F AN vutrisiran f2fe patisiran fig {7 5Nt g TR
#-2) (mixed effects model ) %5 »c.%
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w "5 R ¥ vutrisiran 2 AZ1E 10%12 A w2 AE ) & dEw WA~ B
ﬁ‘%%*@‘ﬁﬁ‘%%ﬁﬁ%%ﬁﬂi;ﬁWZﬂiﬁa%@&ﬁﬁwﬂﬁ
Koo BAR AE 33 S0p Mot FAE S F o op A F 4 2 E vutrisiran J R 40 B
FS B R 02 B R RET 18 B B AT B A F b g A A
4 o

4 18B P 22 AF #E&E A4 (mITT)

HELIOS-A #5 APOLLO #=%
Vutrisiran Patisiran & A
(n=122) (n=42) (n=77)
B ? g2 32 4 (262%) |18 4 (42.9%) |31 «~ (40.3%)
£ 87 L E @t 19 £ (15.6%) |16 ¢ (38.1%) |28 «+ (36.4%)
ERophbibz 2 aE it 34 (2.5%) 34 (71%) 11 ~ (14.3%)
R A Bk R EEHR2 FLE
f‘” P F 24 (25%) | 24 (48%) | 94 (11.7%)
1=
v = 2 4 (1.6%) 34 (71%) 6 4 (7.8%)

() EHERELTR

ERERN L EELF 2@ R s Tisk F 4 TTR (transthyretin) F% 14
B e 5 ’1&‘ 1A 5 % (Familial Amyloidotic Polyneuropathy ) » 44 55 % 505 7
BRER DT - ~ 52 s 4

Mo AR ERL RGO BT SRE RS T AR §ORER
o ¥R 5B A S R R TR RORMRR R Y %wﬂm@%+if@fﬂ\
HELIOS-A §&/k 3#% ~ FAP J5 4 p #43F 2 4p 4% ~ FAP 23 17 5 ~ TTR sl i
fomicR#2A %~ S#hATTR fok 2 i @48/ § ~ hATTR-PN i 71 R
a;*EQWuf@oﬁﬁnﬁiawmgf?a&;%égermJo&A;aajai?iﬁ

# 1m0 % LB ERB]0 A E
S R A A s L AR
Bl i o Bt AR R R R s 2 L E R AR
FUEEORETRY L FERE L

B R G

* Serious AE; T & 5 # ¥ Ff A4 - T I S N FEHF T FR O u K G
BEA AT i%ﬁﬂ# SHIEAE Y ok
U Severe AE; T & 2P ¥ 2 ER 3B kA 4 A A HL bEL S
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* % Z 5 Amvuttra ©h3 & 4 5 vutrisiran > FE ZH w2 RE s T ¥
@ﬁ@&Iﬂzﬁﬁﬁﬂ%ﬁi%ﬁﬁ@@%mmmp&ﬁéﬁﬁé%@%$a
WORER A A TR BmROE LR S -~ = = P e A

PR R ER P E%E > AR2 £ 7 8 R B2 AR FAP B
£ p oo * > TTR-FAP 2. # Fm o & 3 patlslran ~tafamidis~inotersen % diflunisal °
BHEAR ARNELFYRRES FE LHE W3 patisiran » A FB-725 7 i &
JE P e gﬁfgfs-fl‘;,—jiw 4> hTTR-FAP z_ & < )?3 A5 {e ¥ A '}%%f ;}%g{g
BELi%-8  mAZELRG ‘q‘ﬁﬁ ; @ tafamidis »F 2 % ¥ 2§ Bog AL 30
#¥ _,_}%%"f Iﬁﬁgziﬁiﬁi L% - #en TTR-FAP > p o oy %Zéxklﬁ'—f/‘ rj Hep D B2
& & 4 Tinotersen % diflunisal | > % oW AR P FELFTHY AFFEE

L EE AR OTER UM - 2 FAP £ M -

e P dAry T A A % P % tafamidis fv patisiran ¥ 5 ¥ AL R
S l’f’ﬂ\%—‘? ATC # I #4p ke » (e @5 patisitan 2 A X EF 25 &
&"Lfﬁ’%mﬁ%f% é‘“%?ﬁt#‘ r? A4 n L patisitan 3 A F L Rt Rd & o

(5) 2R FRPHEG P2 B HLH

CADTH % NICE % #£3:% % i1 vutrisiran * *t75 %k 25 % 18 % 28 5 21
A ;]ﬁs%‘a hATTR-PN = 4 1?5 Ao idiE® > ; oCADTH 2o A2 4y 5 iF 2 40
PND Stage 1 2 <3B - # FAPStage 1 & 2 ~ & B & & % gk > 2 & V74 ta.:)?a
R R AR 9 B BEFAHREITRE BRI CE 6
B0 e - o G 1 E M vutrisiran Jo R 3 NICE B P83 B f B & 19
WP PR R & vutrisitan s @ do%k §AZE LAY o B BT R R
EREGE D2 BYEREX X HE2FERERS FF o

(Z) A 2a® % 2 i

& PubMed ~ Embase % Cochrane Library T + T L 5 a2 Lﬁ%iﬁ%’% AR A
FEOFE | BT = IR L iEsk (HELIOS-A » NCT03759379) » 4 & il
eh i AR RS (APOLLO » NCT01960348 ) & {7 vt fi o

HELIOS-A #5304 IR % FIAl et 2 4k dn 0 L B ek T8 9
7 pF mNIS+7 43 A8 cn% 1 | vutrisiran & 0 FA e > ¥ B B3t
BELBE (LS TIE 5-17295%CI 3 -21.78 3 -12.22); vutrisiran & % mNIS+7
It L S 4t Bl E 504% 0 B % BAER] S 18.2% o H 4= & TRA 4 1R
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#3518 % * PFrermNIS+H7~% 9 B ° ﬂff’f’ﬁ 18 B * pFeiNorfolk QoL-DN~10-MWT -~
R-ODS 4= mBMI > vutrisiran e & §3t% & & -

Vutrisiran 4p #.>% patisiran "% M ¢ TTR ERE PN B FF 71 (eF
¢ mgici B 1528%95% CL: 117 % 9.25); * HELIOS-A 352 &% » ¢ 42
mNIS+7 ~ Norfolk QoL-DN fr R-ODS #+ % 15 & 47 7 i 7 » 2 i & § 4R bu i
% o B T 2P vutrisiran e patisiran ® % #3775 TTR-FAP 5 £ #f »% o

LM o B Lays A AE 2483 ¢ B o ¥ R AE ¢ d5w R
RooBE Rtk R MERRRRER L 2 AEESN 2
£ AE W 2 6] @ FERRER A fon g B F S vutrisiran g 4 2 bl y B E
o @b o 73 CDEC 33 P /A 3 # L LR H Adcde] » 2 maft
SR

?‘x’ﬁ

(=) § 62

=

.
O

\\\?{r

RADER ST %o k4 & CADTH R4 2 5 % & fofk & e
LB AT F R RILRALT Rl

\p,

9L ©

1. ¥ patisiran ifﬁl vL > vutrisiran {:é%“ #p & i‘& patisiran % > e PF3% ik L T L S0
FEE T LR RY B AT IR F HpF R (patisiran $#3F = )
B?"’”\tii?”ﬂf"‘ﬂ& AR Lk %’ SR SLE R i J‘la‘ﬁ"wﬁ%’i"ﬁ%}‘}i
MR TR R AFIROER IV EFLRFLFrp ¥ LT
BRGSO BT
FAELFERARF L Fehinh B &R ¢ Tk e
Fﬁsﬁf HBiui: hATTR-PN 02 Lok P HRAFSEA BER > TN SRh%R
Zp e B PRI R G BE Db e T SRR LR iR 4 iR 5
N T I R TR P TN PR
F e A g R

4. d AL TR K hi I > vutrisiran ¥ a0 € 9227 hATTR 4p B 5 )%mze#

PO TR RO A D FR BT e PR f BB nF o ke
LR T A AR E
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by
i
4L
S
o
h\
Ry
ke
&
ﬂ\

E

(-)ERF RO AP F OB

EHRF I APRATLAERR RPN L F S GBI

3¢ 2 1 & %4 CADTH/pCODR-PBAC % NICE 2 ¥ 1 #:# 54 2 2 2
RERELFTHEOARAFER AL FRPHR TR R LD
PubMed/Embase/Cochrane/CRD #p R < }F*Je » B fEL R %5 Vo S el .35.?7%“«1 Kt
ERE DD AARFZATRE

&R wEp Y

CADTH/pCODR FEWRFRY (2023 # 127 24 - PHHERY
(v &) *)e

PBAC (;&) 32024 & 10 8p ik hEIMITEES

NICE (& ®) 2023 &2 0 22 .

H i FR TR SMC (Fe¥aff) »+ 2023 & 9 % 24 - (P3=iL 44 o
THFHE PubMed/Embase/Cochrane/CRD 4% & % -

Ek TR ERE AR AR B AL

3L ! CRD % Centre for Reviews and Dissemination, University of York, England. m‘ﬁ'ﬁ’, °
1. CADTH/pCODR (4 £ ) [34]

CADTH *+ 2023 & 12 * =4 - > 5 B vutrisiran sn6 2R ¥ %2R i
& ez ' vutrisiran * ¢ Fe B gl g fﬁa%)j‘g# TR R B A SRS
(hATTR-PN) = 4 i ho R TR B 42 & 1~2 % ( PND stage I~I1IB # FAP stage I/I ) »
P& B B EH (NYHA class II/IV) 2 & % & % "5 4 X o ML E

4o o

CADTH #Zkp A Bopin R R 6 SAFIRRIAEL 5 5 - B8 52
hATTR-PN = 2 5 % 8147 S ot 0 €& 5 4 S R LA 1~2 %(PND
stage I~IIIB & FAP stage I/I1) ~ & Bc & v % % 2B (NYHA class [II/IV ) * & ¥ E X
B ) o R f’i}‘ivﬁmrﬁ% (% OB 2 4~ fRfkiTlh > 2 B4
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OB - X2 FriTe RS AT E RS R Y vutrisiranc i EiE it 2 3
4 EHR AP ¥ N LA - ’E_«‘Ff o e iEE IR Ed B
hATTR-PN F’%"pj’é T 2 %ﬁifﬁxﬁm C¥TEV o 0 Fovutrisiran A B H @5
hATTR 2. TTR #& =% 2¢ RNAI #4 & * o ¥ ¢t » CADTH £ 3% vutrisiran £ i %
Az 38 # ‘"*iﬁ a\ Ao * I n R hATTR-PN 2 B G | 1 o

BB EATER U E T AR F S A2t A7 BFR PR R TL 82
(40 & ) F* 4 £ & Fﬁl%‘ o7 —‘]5‘ gL EE > VL i hATTR-PN =& 4 A 5% vutrisiran
10 $3T patisiran % inotersen 2 = AT F o Frrxgk ¥ 7 A F ST RE E
( quality-adjusted life year, QALY ) & 2 ¢ & (life-year, LY ) i & T R ikt i
oLl A4 % > 2 vutrisiran 2 22 % B~ HELIOS-A #5% ; & 2304 > 1J
B #2 2 vutrisiran # 58 (143,041 4 %/0.5 mL vial) 3+ § & A 2 F % 3
572,164 4v i § BRRF A 1T F A FRE AT R P PLEHERT KXY o

LR § R R AR AR T S U i

e Vutrisiran #p §&3% patisiran ~ inotersen 2 4B »cE 2 FE et t L B €305
vutrisiran J > 22 patisiran P37 ¥ BB & QDRI E S 172 7 U IER
¥ vutrisiran ¥ inotersen e4p % 228 3 R R EH o

* RBEVAHESITY AMPHEVRG NS ESFAAM A LFE DAL
TR AT R A E R B

o RE RHCAY R A TSRO R S e E R R B SR
s B iy R P T A B K A FE ST (HRQoL) i &
&8 o vutrisiran 4p #3% patisiran <3 £ QALYs ¥) 7 98%H_¥ i jT g
AR rid S o A B €305 BB M b & s # HRQoOL 2 # sk
FEFRAIRE -

*  Vutrisiran & # Fr 22 2 g 0 P w a0 18 B P U 2 TRA fr Yy 0 ©
R & 47 31 % »x % i3 (waning of effectiveness) ¥t = & sz 2. B2 58 o

2
P
L x]

*  Vutrisiran 2. FgR| 3 &% FE E B R A FE T o

* & PND & #ceE 52 #03] 2 P~ 18 hATTR 4p B ek 730 (Ao 7 ~ 5 g
)0 Sk £ B hATTR-PN 2 5 5 0 2 7 & 4% hATTR-PN 7 4 %3
% PND » #c% it ehosc R (validity)) ~ % & (reliability) 2 5 &1

(responsiveness ) i& {73 o

AR P SR E A U4 CADTH & /2 -4 vutrisiran #% & { 7 =
AAF RE o B IR A8 % 0 50,000 4 /QALY gained EE o B PR E
T o ovutrisiran * F & F % A F esFk S %k 0 P ovutrisiran & 5 i o Ry a0
% 0% d ¥ K4y @y 4 P ovutrisiran § & 3T P w0 F * 3 hATTR-PN 5
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