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Fafg 2 PNH & A& ) cjpbfoct & 2> 2312054 - 0% T
B 22 3% e PEGASUS S8 $t PR ii%k » %% » G & X 1% 3 B eculizumab &
TH R ey o e R IRR 7MY 10.5g/dL HPNH 5 4 3%58% ¢ 716 3 g
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I &% 16pF 2 & fondp i & 2% k& 2% & pegeetacoplan
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2o A ERFRHPPER EEL G HER

&k BETIS aE R
AR 12 £ 47 o4 > ER G iEE S} pegeetacoplan * 35
T CS AT R RIRE P LS i et HPNH & 4 s &0
- VN S E
Lot edex CSATMFrIRIL R > F 06 R&" CSAFMard
A (4c : eculizumab # ravulizumab ) =45 0E i o
CDA'AMC 2. EBLNT I GEi
(e f ) (1) & 2@ ® CSHAMITHIHISE > ©u d kR s
10.5g/dL » & = 3¢ “f EVH 1 #h e F] o
(2) #CSHMPrFIAIcKF AL BZHX D LF o
[Ri7ER]): CS5ARMPrFI BB FEHEFI 6B > 4 &
M3 ok 4 AF & #& L pegeetacoplan in g 0 F H
AR I E3 Y 2 & T8 02 322k pegeetacoplan 45 i * 3%
‘e T ¥t eculizumab £ ravulizumab ;o F g H B8\ & E @ o0
PNH & 4 s 4 |+ 8 1 61T if i
1. i 4 £ 3 & 7] PNH % % i pegcetacoplan /o °
2. PNHclone =/} 2 > &= 2 p>10% -
3. "'aL C5 #F %8 4] F (eculizumab g ravulizumab) FR*» & (L
PBAC (;£:) ZE kR M 10.5g/dL) > & EF 2 T4 CS A7 R e &
EEE RN R
4. B E 41 * pegeetacoplan ipfr w0 ¢ dE T - f4 CS5 AT
PSR EI B “fﬂ FlEE B2t m % JE AR A B 2
C5 #& #8341 E?IJ o
5. ek B AepE - #APBS & en CS5 A R Frd | R & H g * 4
oo
AR L E 3P 9P o2 23k pegeetacoplan ¥ 7 * AN 5 R
NICE (g | &7 COMMFAIME Y32 g P SPNH + 4 s ¢

I TR B R 2 ¥+ T (commercial arrangement ) "%

(simple discount ) # & A& % 5. o

E-0%
I

Agency for Drugs and Technologies in Health)/pCODR (pan-Canadian Oncology Drug Review) p %
113 & 57 1 pa= ¢ i CDA-AMC;

PBAC % Pharmaceutical Benefits Advisory Committee % &% i #4534 4 R € mﬂﬁ?’% ;

NICE : National Institute for Health and Care Excellence B fi B TR f 45857 7 I2 m‘rﬁ'% o

£ : CDA-AMC & Canada’s Drug Agency *r £ ~ % -2 F % #1337 #8414 % ; CADTH (Canadian
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[ Aspaveli/Empaveli 1080 mg solution for infusion ] %3 K FL

w2

FLEBRA CMBEZAFES LR CFEPR TR
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B0 G OUOT R RGBT s 1 R KDl B ARAL o F R FLBGE
fo 7 3B% 5 MR R BRSO ST PR A e R s AR
REZ-BECBP I P EPFREOFRPREGHN AEE A FESAR
e (T fAELRRY o) X FELARTIIL o SR RE ¢ FLARTIRNY & it
BEe s (07T {AEREEE) TROLITFRPAHEAERES 0 P IR
Kdfs» 42 BPHIP RA [P EAGTFRIRL (UTHAFL ) ML 2R
RERGFRESLAPFL 5F > ENREF R OR WL BHT A N A4
FRMEARESL L HE PR -

AFLRER LR FRARTR EFHARERTTL TR H S
EEORPEEF LR TR RS AR AL TR E2 HH S AN
LR BT R BEART R o ¥V AL 2 TR R A WA AR R I B
AHAEpFalY S HEFRARL Bhpo A DRSS TRE F WG R

o
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o

i

WO W G
S

-~ BRI R

Lo Ao in 75 8 8 TRk R

Wi R B iz % ok (Paroxysmal Nocturnal Hemoglobinuria, PNH) % - &
F A~ 15 % #@%% PIGA (phosphatidylinositol glycan class A, PIGA ) £ F]1% & 31
dechig o i7ore A op[13] 0 2 G PNHE2 5955 1004 ¢ F 159 61 -
= ?ﬁ(f}ﬁs AR 301 40 k2o 4 b #@3 % PNH 2 5[4] - 1¥9p 2 4511
IMEAEEEF 2025 F 60 F iﬁiﬁiﬁfﬁ BRI L87 > £312025% 67 30
i AEPNHA % 157 4 > #= 31 4[5]

PNH %k it 5 4 - s 4 ¥ U0 PR Al i P~ F08 > e d /P
2 d [ R S FER BT LA 0 MR TR e A4
EE P PAH LS SR [3] o PNH 4p B chig i € 5142 B AR B R (B
Jorf CFEL S R A ) AR~ B B AR 2 & (thrombosis) A = b 3 4o
[6]
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PNH 3l4z e 275 5 PNH & & F &% L@ g x[7] 0 9 40% PNH«‘}}%
A €3 4 5 4> (thromboembolism, TE) [4] > % PNH i b & R F (it 40
267%)[2]-- v R T Aor o RpH 3 2017 & 6 7 5 P E®*% PNH %
&k L & PNH Ilis A (n=246) f 2t }}is 4 (n=1,547) TE }?3{ Lt
# 4(3.6%vs. 8.9%, p<0.01 )> 7 3% TE &t s 2 4(6.9% vs. 43.7%, p=0.000 )
[8,9] -

PNH i - &£ % %% ® (bone marrow failure, BMF) B2 AR M0 o o 9 30
I A5%:h 4 € AT e BeE A2 R 0 BMF[10] 0 B £ RV AU R - £k i e
*¢ 5 (cytopenias ) FIBE il 2 2 L F (aplastlc anemia, AA ) » i
Lend B 4 B ¥ 558 (myelodysplastic syndromes, MDS ) [3] -

2. PNH T/ 4 %
1R 4 T A fop AR 0 PNH 7 & 5 = #1[11] :

(1) £ 3] PNH (classicPNH) : & 7 & ¢ p /3 & (intravascular hemolysis) «Hfg
JeAk 0 drdek o TR 5 e (reticulocytosis ) ~ i A AL & fF (Lactate
dehydrogenase, LDH ) Jk & {0 #%% = % (indirectbilirubin) R 2 ¥ 2 % »
2w 2k % & 9 (haptoglobin) B &R R ¥ MT » ®i23 BMF ik

RARB R AR BIR RN o PR a B A R e L1 ¥ A RTE
¥ Al i o & 22 e Al £ ¥ (nonrandom karyotypic abnormalities ) e PNH
clone = -] i ¥ >50%°%[13] o £ A] PNH &5 5 = 8 0 L F k2 2 4880304
L oa[14] -

(2) ®HEBMF énPNH: M 8fm 4 F 3 iR frip M T R Z&BAEY - FEE
ARG P AOELY R VR ek D A LRI ?:» ERLE R 3
R e fd nf 5 € %3 PNHclone 3 4 » 3 8g3 w &% 0 277205
PR T 0 AR 5 £ 3] PNH )]35 BT /r»«)é‘[14]

(3) % T=4 PNH (subclinical PNH, PNH-sc ) © ¢#* #f i 4 AL TRE SR R E
Eyg o Ra o Bl e ik (flow cytometry ) A\ﬂ}‘r VOUKRIT] S EPEA
Bk Py fedops 4y € %9 (glycosyl phosphatidylinositol-anchored proteins, GPI-
APs) b3t 5 enid 5 dm¥e o I Tk PNH # 22 BMF 48 B > 35 %) £_AA > & MDS
2 33 B 3] © o PNH clone =+ /] i ¥ <20%[13] » Fl& G4 > 7 § #4

* PNHclone + /| 5 &% ¢ » £ PNH 8 Fchime 2 & ¥ i gt 5[12] »

PGPl F-v fF#-H B by Fotblnfia(d-

¢ {245 FAB (French American British, FAB) 4 #f % %t 3R i IJJ: ? Rdsim®e (blasts) e A vt
2o pfrd B B8 RV HAGR T A S B MDS A 5 54843 185 ) f i (Refractory Anemia,
RA )~ 8ind] o W IRAJ4R % e 3 (RefractoryAnemla with ringed sideroblast, RARS )
Eisdl g By 2 iz iF 5 (Refractory Anemia with excess of blast, RAEB ) ~ ¥fip 4% pra i
B di-dnve 3 % 4& 3% ) (Refractory Anemia with excess of blast in transformation, RAEB-T ) ~ # |+
B E 34 o s (Chronic Myelomonocytic Leukemia, CMML) [15] -
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/r')%‘ » e /F‘ ?r‘ /? q_\@ H B P il] PNH[14]
3. PNH pILi &35 85

PNH £ Fli s 47407 ¢ X % ¢ 4 0 PIGA A7) 2 R % 455142 3w
¥ 4% £ GPI-APs - GPI-APs & — f#-dic— /8 3v FH T3 e i g cnigip » 2
v & 5 € & it B (complement) 933 & F=v > 4o CD55 fr CD59  § iz n Thak £
T R0 PF o I EE  ORIPUR Bk Suehrc B o e @ 18 R[4, 11, 17]

4 PNH 4 % im0 imme kA2 > v i HActe el % B ik e 4 5
GPL-APS i £ 5 #7:8% F 5% & %% PNHclone % /| § % 3 4o i %ﬁiF'(&rILDH\
Mg pid HEAL R FARKRE 0 BB L TR RREF L[]

4. PNH 5% > N

PNH /5% i & ¢ 32 L F Mk iE ~ B8 2 7 w? # 48 (allogeneic
hematopoietic stem cell transplantatlon, allo-HSCT ) » fo4f #8441 % (complement
factor inhibitors ) [18] e H ¢ » L gz ¢ 7 v JRABHA L ~ A0 3 (TH T
S S f"?]i CHETER o~ RIS R R e o R ML IR
e s PNH vt — fhic pdifgiz » TEBEEF RS FF @ F TR
g B & BMF :&ﬁrz:ﬁrs Ao el B OBRE AA T GV Y A i b LR

(human leukocyte antigen, HLA) T fe 4% f % ~ % b & MDS ~ Jcd o 38
(cytopenia ) » 2% ¥+47 $84E ¥ ;% ( complement-targeted therapies ) # »% » & & j*
Y17 AR o A [2, 19, 20] -

A AMFCEIRIE 2% 3 PNH s < PNHATAR ¢ S50 70 38 47 70 L 4ol -
[21] AR R )RR E 2 0 T A A k2547 A (terminal Complemeno "

F1&) (C5 4 WFrH14]) > o744 88 (proximal complement ) Fr| %] (& 7 C3
#1#] ~ Factor D ~ Factor B $r#4|#] ) [22]

PNH 4 %% %13 C5 #4432 5 2 PNH /s cnd 2 ¥e 8L > F) C5 22 5 47 18
G AR (S8 SREE S FR) hE R R C5 AP A L L Hr
Flo g p e T e k%G BES AT @ 7 eculizumab - ravulizumab -

crovalimab ~ pozelimab % cemidiseran[19] °

CS AT R | #) ¥ 1L 8T R =hAF REBL /T 8@ 5 & F P 7% o (intravascular

4R AT ARl E AL d - k5G9 A5 (Classical )3 & % (Lectin )
2 &% (Alternative ) = fig [Thzd o ot **1;_&5‘ Penzidit C3 3v » A4 55 Amies
g C3b friae s e C3a; Mgisidit C5 kv »i&m A3 8 B4 R0 me m“il{??rﬁ £
( membrane attack complex, MAC ) [16] °
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hemolysis, IVH ) [23] > 7z d "‘}?5 Aln FA G LB & 9 CD5S5 v CD59»
A ME DEFEFER C3bC3d F4HMPEIF ol w1+
Bod Eeimie (1 & P05 4o Kupffercells) @515 0 g igstin C3 @
Boehlow 2([22] 0 3142 g *Hi3 n (extravascular hemolysis, EVH ) o F]pt » W &
et CS AMFrFIRIAR L > 10§ 5 25%p  FIHEFF P ko A5
e FN TR AT s T Eﬂ%ﬁ”'?ﬁ Fl3 & 5T - e BE[19,23] 0 B W AH AT
AR I B 2 4E

(1) Factor D #r+#/#| : danicopan ~ vemircopan °
(2) Factor B #r+## : iptacopan °
(3) C3 #r+|#| : pegcetacoplan ( » & % 5. ) -

_ BREE RRRAE FRBE FDir #1
*  Danicopan( 2 fg — &3%)
FD* ----- »| © Vemircopan(©@ R — R2k)
- FB#p 1] &l
FIB “““ *| < Iptacopan(™ g — % 2%)
C3 —
C4 (07 M| 3
. e | BE L CSHHH AR B
| »  Pegcetacoplan( g FiE 4 —#2k)
— (C4b - C3b h Amplification loop
=C3% 1uig =C3sfuig FD
1 J
, {
ENe i C3-fragments
— — b @ —
o EVH C53p 1] ]
--------------------------------------- l--------------------------------------------- HEAE 5 E B FE(high
i disease activity, HDA)™*"# Z/PNH
C5 - . Eculizumab(# Bk 7+ 4t d 8 1R)
l + Ravulizumab($% #i 41 A8 1K)
+ Crovalimab( & F i 44 @ B 1R)
C5b * Pozelimab+Cemdiseran( & F ;£ 4
- ! — 1R HRIE LB F)
C6-9
MAC IVH
L —

Bl- ~ PNH 88 % 58050 B4 7 2 B[21, 23]

3* ' MAC (Membrane attack complex ) % %sx®#4f &4 » A #4808 4 sienz A MR T35V 4 4 247 &
Proo RAF G F AR R AR RE 2 - > T U hdhehim e dhlm i W E S G O AR B T 0 F il

B 8w 1@ (B enim e B R = [24] -

*FD (FactorD) i i@ »tadrdic b % Hfzer C3 %% & ehFactorB > 25 C3 & it fF C3(H20)Bb ; »

£ 7 %% & amplification loop F¥ &8 C3b % & e Factor B> A= C3 #&* s C3bBb» 24 { % 57 C3b {r
C3a[25]

**FB (Factor B) i FactorD 2 f#{5 » # Bb Iy /A § & C3b % & » 25 =% C3 & i* f5[26] °

*akge ' & 5 ¥ 12 kb (European Medicine Agency, EMA)** 2015 # 3 * €% 7 PNH ¢ HDA - & 5 §
LDH $* #4g@5 % 1 '0n 15 B &0 pPFIRT 5 - B8 SRR ¢ 455 RS 2 Fv o
W AR B (e <10gdD)s A B B E i (dra 27 ) B FEER SAe i k(18]

. ﬁ)ﬁi e BT A2 v];;;\;ﬁ_,ﬁ;
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~ % % 5% Aspaveli/Empaveli 2 1 = & % pegcetacoplan > 14 § Ao 4 248 44
v C3 2 —,’5': B R EC3b LA o T ANAT R kAT o B A& C3 sl
fRfe™ A RS i 1T 5 (effectors) hA 2 > $74] EVH {e IVH 5% [27] - &
Falk frizm RFLAREEFFREPALZTET FLARD I BP 2
B R o FERTEARES o hLFHERFL 2F kg (Paroxysmal
nocturnal hemoglobmurla, PNH) &= 4 g hoo [28] 0 b= e 1 f { " PR AN
BaES - A CSAH ISR o %ii—‘)%f AL mffx °

& %39 WHO ATC » #f /5% > » % % 5. pegcetacoplan 2. ATC 4~ #5#§ % L04AJ03-
ATC %~ %+ 1 7% 5 T LO4AT 7??’ 8 414 (Complement inhibitors ) - ATC # T
B AT LO4AT ¢t — » 3k 2o £ 3 11 38 & &= &> ¢ 7 eculizumab-ravulizumab~
pegcetacoplan( # % # 5. )~sutimlimab~avacopan-zilucoplan~crovalimab~iptacopan~

danicopan -~ vilobelimab % pozelimab[29] °

SHLEHINS SEEFRE (VTSRS (0K FREH
ST EAEY) T 0 L ATC 75 TLO4AT | 235 » T 94:nsd e it 5 T Rz o
A8 7 LV s B4 “/]E £ 4§03 = & » ¢ % eculizumab ~ ravulizumab -
crovalimab - iptacopan % danicopan o 4 "iLg# 43 % B 2% fog | & TPNH, &
PREMEZET B~ BEAR S I A 2 A[30]

YhpaEE L Tagn 3%-‘%‘%7?3!‘?‘){45 ik Bl  FELH (2025 #
5% 23 p L FT) i * a0k PNH 22 2 5.2 4 & 2 eculizumab ~ crovalimab ~

danicopan ~ iptacopan ~ pegcetacoplan ( & % # 5.) % ravulizumab[31] -

S BRI LR R (2T AR ) (R B R R
B PANRREFGES LA 2 A GRE FRERGRT 5
e R ARPE T LF R AT CF R FTREBRES C PEFERUER
JEZ. #E.A L > B o % eculizumab % ravulizumab Yz FAREE S e IR EE
i % R 4k - [32,33] © Eculizumab %2 ravulizumab & %% 1 i R %;
SRS/ iR e A "% fj\}i P P2 ER S LY A CSA I H o K
FPHEEFLZY SHRL - BCSAMPr4 B R b ARl g2 mﬂ' < 2. PNH
& A I FCH g 4 ﬁﬁ ¥ eculizumab % ravulizumab I % 4p e o

-

s

~
¥oF

N
+ Z

P
s

AFLFE ST R EERERF IR ERE B 7S 3 - WHO ATC 4 4748
ﬁﬂﬁFﬁ@ﬁ‘%iﬁﬁﬁﬁéﬁi%%$d%%’#ﬁi$9%%ﬁ’mé
A RY & SLiT=B 40 & iptacopan % danicopan £ & % % . pegcetacoplan £ ApiTi5
T o M ERFERLLZ o

b
I

CEARERE G PTIeRE 2 F5[29,31]
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ATC » 5575 Hi+x7 | EFERF
N F=2F 7 3 e A3
- R R Y| £ & i
WAPEEEFT R RE > N T R
WA AETINE LA 2 B ik
HIL T2 g e (2025 # 5% 23
L04AJ03 i s }M_ v
P s 3 8 1141414668 522 | 54 & 3 e
Pegcetacoplan | | ) ER g’
(hxEs) | mg/mL
R LR AR L R R
(Paroxysmal nocturnal
hemoglobinuria > PNH) = 4 e
R L FE MR P L 2 R
L04AJ0S - R e ¥ 200 | EEA A

ot (PNH) ! 3% = & § »  (hemolytic | % % ) Y
ptacopan anemia) b 4 o mg/cap i

¢ * 2 i¥ 5 Ravulizumab &
. y e n 50
Eculizumab 7% 4c 2 4 > 5% &
. : . o mg/tab |
L04AJ09 Ravulizumab # Eculizumab & /¢ 2 (e A Y
~ ) i ol S .
Danicopan f/?‘ ™ i3 ’ﬁ /% n Fl)‘ o (hemoly‘uc 100 "]Ii\‘
anemia) 2. "L 1 R B R R
mg/tab

(PNH) & 4 7 4

= S RRETEREL (% ‘i’)flé‘i‘”/ﬁﬁ‘fﬁﬁ )

A3F 4 3 & 4% CDA-AMC ~ PBAC % NICE 2 %Jﬁfﬁiﬂdzéf—fé Lz Li‘;ﬁ—'ﬁ
FEZ FTRGARTEH B %5 R #$37 f esdR 2 & Cochrane/PubMed/Embase
An B2 pr BfRL & FRPPFR R L HERE P DM BHFL S5

i FLp Y
CDA-AMC

32023 F 4 0 4 o
(J-'\:i"\) v
PBAC (i#3) 022 E3 02 T A2 o
NICE (#5) 32022 &30 9p 22 o

e A B . N >p L _/;I- . A . "

R SMC (#RH ) FRPHTRAEL 202022 71 11

P ~2024#97% 9p 24 o
Cochrane/PubMed/Embase #dEx 2 % o
Li?‘;i'»"ﬁii Bezl T AT 2025 # 7 8 qziz e

L1 SMC 3 Scottish Medicines Consortium @ if #4 4 | & 455 -
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(- ) CDA-AMC (#4c £ = ) [34]

£32025& 7% 29p 513 CDA-AMC % | 42 ~ B 4253 pegeetacoplan
BE-FE AP 2T RIRL 202023 & 4 0 224 [34] 0 LR HTS o

I BER2 pHiEE

CDA-AMC #2Z3% 5 if & & pegcetacoplan AN aR T CS AR A F R
* B_g\ ﬁ\/émﬁmeNHG\’(vI{% FREGEE oL e

#. 2 ~ CDA-AMC £ % pegcetacoplan % i i% i

i 4 ZV% L PNH &3 & ™oy ifid !

(1) ¢ etk CSAMIrFIRICRT » FREELA DLEFRTF PR
* C5 4 % 3r4] & (4c : eculizumab 2% ravulizumab ) 24505 £

Q) prRRFETE-EE

t‘f’: A s CSATREIr AR ek ok R R 135 0T 10.5 g/dL
. P e gt EVH o chR 5]
B. $ C54ftardIRis R A 2 B2 a0 UF o
(374030 ) 4995 Tk & R i CS AP Mpr 4R e AR ioR 1o
6" » 4 K= hogm 4 A FE &2 pegeetacoplan i iR o
L | PPEEE S G ik PNH 2 H A R I
o [+ ﬁ;}ﬂﬁl] PR A TRk s e/ AR R R SRR B
a ok EOE é’gl);}f%m;}ﬁﬁ MLY% NP4 ,‘/}E}i‘f?ﬁﬂﬂ— °
ii WP WS G A H s PNH 2 B @ At e

B | (1) Bed % & o PNH Gk s R4 8 P B 2k o
R Qe RA DT 4% 3 AR B IR E R .

[ - A
P e 10 0.0% -
p/_%];l:

2. EHRLHLS (Foedna)

P A g it 3 PNH I # * eculizumab £ ravulizumab ;5

e ’,f T 43 ief h o B ow il IR L 4F pegeetacoplan H ¥ H is A RE A A 2 vk o pb P oehA &
5 7 "% T C5 A R A /r')%‘ R A %J(m/’p‘ﬂ— Bt o fﬂﬁﬁ’giﬁﬁmlﬁﬁ R
i 4 HCCS A Rr) A4 T pegeetacoplan PF > w 4 F R EFEE  C5 aa‘%gér‘# Ao 4 Fis e
* ¥ P4 pegeetacoplan iS5 o X @ p A “ﬁ% 7 eculizumab *t > B i AF PR i Y AT
Bl ier o
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Bts o G AR F B 8 FFE 2 EVH ) o

-~ HEZ Y BRIEE "i?fﬁ%“%ﬁ@%é%} (PEGASUS) ehi % B 7 » 443504
% eculizumab 75 16 7 3 TRk A F o gk 2 EVH 9 PNH ko AP
¢ * eculizumab > pegcetacoplan fvF R eTRERE o del AR P REE Y E TR
&i%miﬁ%%&ﬁ%’iﬁ$ﬁiﬁiﬁo

Bi % AT R & oomid] IVHS 8% EVHS B 5 o B0 & % by § 4
R LR et BE T e o e < #FP % R4 B ¢ (Canadian Drug Expert
Committee, CDEC ) 3% 5 pegcetacoplan ;% &_7 RN L L Fy T T
e /ﬁﬁm pl

1 & %4 55 & pegeetacoplan £ F vt 3 P 1 eculizumab ; ravulizumab
AL R AR %4 5 & F] PEGASUS i®Zk 445 FF > & & ;2 P~ ¥ ravulizumab o

CDEC i & %-f) PEGASUS #% ° {v pegcetacoplan £ ravulizumab sy €7
fie 33 B 4% ¢ #2 (anchored matching-adjusted indirect comparison, anchored MAIC )
g e

(1) PEGASUS #5%

A. TVH #4] ¢ & ¢ PEGASUS #% A # # pegcetacoplan 2 LDH Jk & (IVH
ke ) 3 % 3% eculizumab > {2 fRk B RTIL G 7 KA ERE T
pegcetacoplan it 3 ¥ % (0 IVH #5241 -

B. k¥ &4 & F  PEGASUS 3#% % % & o1 > pegcetacoplan ¥ ¢z %
BARM 2 55 F 0 SR a A7 g4 (superiority ) # 2 &2 (7 P
e fk & 7Ip P o pegeetacoplan o ¥ R kR T IBE A > T T E L
SEERE CRIPFEBNS o R FEMERNM 2SS

C. EVH > : PEGASUS :#% % % & » pegcetacoplan /o ¥ & > EVH » &
oA TRBME I T TP E% 0 P R B0 ek 2 i 3k (absolute
reticulocyte count, ARC )z* #ic s pegcetacoplan # % ** eculizumab 2. F? £ %

D. &R »cE B PEGASUS eat ¥ 325% % 5% &1 > pegcetacoplan J # ¥
%§4M$’Wéﬂﬁﬂ*%iM%£FWHﬂn@4q’4g%i@?%
EWGE e REEAFEF P W G B R RR L LT

TRRIE HPORAR 5 % o gt b o 1 WP RRER S 2RV PR ) P R R R

ﬂL—k

 ARC  foh 3 %42 EVH ¢hE & 2 #5482 - (ARC 2120 x 10°L) [35] -
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pegcetacoplan % eculizumab 7 16 ¥ {5 c4p 5 3% 5 4o F 2EREHN I 0 2 L
-+ 3 71+ (confoundings ) iy > ¥t BB R | s bk H Z&JE]% F] AT
pegcetacoplan ; ¥ EB AT L N AR R BE T UK EERITTIR -

E. #BH%HF 2RADFWR? TG LRI gHERE ST Ra o B
TR PR g HRA B x;fﬂ #% ( FACIT-Fatigue, LASA, EORTC
QLQ-C30 & 4 &) M ikm:% > ¥ ¥ i M+ pegcetacoplan o

F. FRa4: "]%J & *U(censoring) ¥ 3% + & #edpdt 4 0 A & Fondpik (i
*'% BRI ) 2 an\:}%’* AR R AT~ * F R FEAEE censoring A

(censoringrules) > & 2 1 & A 475 % - R H 4 % B pedp R irFs UL o

G. hfpfh: S R 1“‘"#"“‘% 2 A AR *3"4’52”&’5‘? MR IR iR - 3R e
BRI A 4~ 4F eculizumab @& i @ X S 4 o 2 TR B RGL e M EHEH (LG
> fcoEculizumab L33 5 - B 5 A2 %S &0 f BT ETRE R o
EHPFRE R &R Y ofoocdpih RENRA L B £ R gk A0k
#4738 i (breakthrough hemolysis, BTH ) '~ % 7% & ~ & 225 % » fc# 4 PNH
HE RN A

2) F#E v —i#* PEGASUS #Z% m}?a A K gy (rf i pegeetacoplan &
eculizumab )fr ALXN 3# 5% m}?a A B & #icdp( v # ravulizumab fr eculizumab )
BT T R R A R

A. } anchored MAIC ¥ & A % 2 B € & »c g2 + F]F (effect modifiers) © w =
'?/fali—'f’ﬁﬁn g PP 2RTFF KA s LREFLE o

B, 2B RBHAFEFFTF R ¢ U RIFIFF VR EEFTZ SRHT -

C. ¢ 2 BRERBEAIFTDLZE T L3 22PRE g+ FF o @7

f
pegeetacoplan ¥ ravulizumab “Ap ¥ F s % £ F 3 FE A o

5., Hueferkfiripit £

Pegcetacoplan 5 i 5 PNH Jj 4 chz &% % > i * 3t e st C5 4 H
Frd Ao o vy FHEA L (Facd EVH 5142) & C5 A WFrd]H &2
firf % & A -PEGASUS ;%556% X SR f AT —‘ﬁ » FlUt Bk 7 5 7 £ 4F pegeetacoplan
5 5 - % & o

4%t pegcetacoplan & &7 & i A EZwd @% B C5HRrHH - 2k &

¢ CDEC % 5 FACIT-Fatigue, LASA, EORTC QLQ-C30 £ % 7% fif% ~ § »cit ~ fok A ¥ &
IWH%‘ﬂmﬁﬁﬁ’ﬂ&mm il S A R K

b BTH i fd% % ﬁ*“'%ﬂ"? lief cn PNH g A 3 2 603 8 (2 8 1 o @S dp 905 A War ) & gn e
it % BTH# 2 o # ¢ ! eculizumab ~ crovalimab ~ pegcetacoplan ;5% ™ » BTH6 B * ) g
4 355103 15% ; @ ravulizumab ~ iptacopan ~ danicopan B & C5 4 #drd|& sk ™ o 3
4 5 5% @ BTH ehh e 220 A s B> A B S AL s At lar 1A F 67 & & 0o
% pechp 4 81 K L[36] -
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Tk T 7@%‘3%}?‘5 AR F R AR s GBI B o e
MAEFAEET P& T AFH LAY pegeetacoplan {5 0 17 F FH P
By ﬁgji ER L IR ) WL SUREY

(=) PBAC (i#') [37,38]

£ 3 2025 # 7 % 29 p i1k >3 PBAC 2B e F 7 o 4~ MiEs
"pegcetacoplan ;> AE2 B A RAPBM 2 ERFEL > AW G 2022830 2 &
70 g RAER > EEEEOTE o

2022 &30 2% 2 g ®iEEL Y P PBACu s 8224 ”ﬁﬁ’fﬂ Pegcetacoplan
Pt eculizumab §oE BRI L R F B % 0 L ERMRE AR R SO
%?i’ﬁ/zpllpg\.ﬂ\ I.&’* LZL;;’i‘}i)\é/\l’j

022 E TP 22 FRERY 0 FLRM RGP EATRILELY 0 AL
fRiA-Lm e M enf B > T 22 ravulizumab = & B/ it (cost-minimization )
»ﬁegww@’ﬁawﬁxmﬁﬁﬁ#’WW¢%p%wmme¢H***
B T4t eculizumab # ravulizumab if g 7 b3 K& & i af% 0 PNH & £ 5 4
RS Aok T

# I ~ PBAC #& 3% pegcetacoplan & i i &

BRI R
(1)t A @ & 7] PNH # % i pegcetacoplan 7o ©
(2) PNHclone =/ 1 > = B % p>10%
oo (3) %t C5 4 %8 $r+]#| (eculizumab & ravulizumab) * J& # Q(L =%k
_ & M 10.5g/dL ) & ,.ﬁ_fﬁﬁéﬁsiﬁ C5 A 4 fr4) F & % 7 % 2. II% Ao
a (4) B4 * pegeetacoplan Jofr a0 ¢ X I 0 - 8 CS A KR e R
e iE 3R "‘,% PEF B E @ mr s m % R R A R 2% CS AT R
A
(5) o BB AnpE ~ J8PBS & H h CS A MFrHIRI £ H ¥ 4% o
Zj (1) % &PRAz4eX 1 iE 2 > % i PBS % i pegeetacoplan ;% PNH
o ) 2%&Hﬂ$dnﬂ5ﬁ@%#wrm%?o
BSA () AT e BLF g & ‘?’ﬁﬁ: (return) % i » ¥ At if & T < PBS
PO AT CR o
iE i | (2) Aié * pegcetacoplan i5 R {8 o f}ﬁﬁ'ﬁ"ﬁ Tk b E‘lr}ﬁaﬁ‘é Ak -
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(3) i # it 82 PBS X6 1 e C5 AT M r 4] & B g * o

P EERIT CS #’P%Jf’\"lfﬂ"* o

(1) $>+4R%2 - ¥ p PBS % i 2 pegeetacoplan ## 1 eculizumab ( 7 34 F#|
£)

(2) ¥t pegeetacoplan # ff =l & & § B E > FHERIo R A H Y - CS Frl
B (zHEHE) -

I B A ~FRE AR 2WHEDR Ldg Tk pw e G CSATREFrIH)
Tk b s A AE Roen g R0 F] P pegeetacoplan Zo Jp o T L i R b o
PEGASUS Fé%; % % B ot pegcetacoplan %JL PR T on ZF R G A
B F L > A ARCH HE 4 E T2 6+ F #cld b ey o

(98]
o

{8
Eculizumab # ravulizumab & i § 044 & Flpmd A3 His ¥ iF5 C5
AP RS E R D% 2 sy 0 B PNH I YR E K7 & 0 00§y

i# * eculizumab &7 ravulizumab -

\F‘b

4. TREFEHRET XY

(1) PBAC #F 4 1 & %f) PEGASUS #5% » 2% 5 pegcetacoplan # = ¥ ﬁuﬂi%li s
& o5 fe H g f TERMPFEEFRL - blicF e ERT Pk -3
pegcetacoplan i f I % 48 1k PF 0 B2 T3% 5 A F i@’é’uﬂi%]i RN E Y
3 16 iF ¢184.5% o

(2) #4547 pegeetacoplan F F *t:c ¥ &l PLu’? Fin fﬂ e P T Ry
R (Aoif e i 3R F) 2o Fz'g‘lLoiﬁgg‘g;;
pegeetacoplan e+ # T #cdyp R 3 1E;\Bi? B e B8 Fptdp ¥ CS5 454
Fra| Henh B HATILUITER o AT T F A PBAC Rk
pegcetacoplan 7T # ¥ 273t eculizumab hy FEA_E Lo

3) & "i?’_%}ﬁ K he 23 g ik e v (cross-over ) o HP N0 pegeetacoplan E3F 4 R § 7

Ba F A FRBEF DN PBACIL G o 0t 2% e L3 bAN Y

© i¢ * eculizumab ¥ iF & Tk i 0 F]Pt B 7 eculizumab % > [ G
BRI FlA BRSP4 H ecuhzumab ) I ST
%k B2 R4 eculizumab 3#% (TRIUMPH ) 4p ¢ > pegcetacoplan 13 4 %%
21 eculizumab 4p 17 > Flpt 3 7 PaRZEE VG A A 0 R A S

(4) PBAC %% PEGASUS #5% {- 302 #2% 7 MAIC 5 &€ hiFh &> Flt &
ESESE e St A"‘ o Ik Mk ¢ 3512 TR Ak f‘”lﬁi AR AL R > PEGASUS 3
B 5 M1 Ee % eculizumab o v KA 8 RF R Y@m}fs Aosom 302 EEk
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}F‘SAE] LDH/&E.% L I i elﬂ-?z&jﬁyziﬁ;éﬁﬁi;é—%%g}a#}
#ez R #Nﬁﬁﬁxﬁﬁﬁw’Pmmmm§$@4miﬁ%%§@@,
T Fia 4R 2 PEGASUS 3#&% ¥ eculizumab 2 ju 3% @ ¥ o F chH £ 0 5
302 FE& i F AREEHE o

(=) NICE (#®) [39]

B T2025& 77 29p 51k 3 NICE 2 B 4 F ¢ 4% » B 423 pegcetacoplan p
BE-PE AR ERRAA2022 &3 9p 22 > ERREIS o

. BHEH

NICE £ 3% #- pegcetacoplan % /1 # >80 T @ % C5 4 Myr4| &> 3 B2
e P PNH = Aymt o Pl ZREg* W ERBE R F T
(commercial arrangement ) *# § (simple discount) #% i~ » % 5. -

2. R HEA

P PNH /58 ¢ 35 C5 4 88 4r & > 54 eculizumab §r ravulizumab > 74
]95 B /P}%F&]$#$é§4'$ﬁaﬁ B R % N |k %QF‘T s AT A
* eculizumab P& 7§ a S 4 o pegeetacoplan e e H ok % ,};}i 27 PNH
o R B gk o pteb 5 T4 ravulizumab 22 eculizumab *1‘#—‘;’2’ e 5]+ 2LF 4p
i, > 3 4 pegcetacoplan ¥+ * ravulizumab ¥ {7 5 # s L IR I o S )
Wit CS5ATRPrFIRPFTG o X pru » pegeetacoplan m}é‘ & It
= & 43" ravulizumab ¥ eculizumab > F]pt NICE &3k 5 » & o

A g

1“"

W
\\\Xr
ole
et

P A PNH eh/o 35 # ¢ 7 eculizumab £ ravulizumabe £ f €335 A K ¥ &t
€3 L% Ji 4 & * ravulizumab F1H & B 5 M eculizumab 0 B A -

G CSATREFr4IH e ¥ A 1§t i PNH e g f 450 304 5 4 fde® C5
AR A s Rt g F1A EVH #FH N mogsk o #e o FRRE R
pegeetacoplan e i 5 * 2t T4 C5S AHPrd|Hs kI > 3 B 4G pa
SEE O iﬁgwi’Jﬁ&wﬁﬁbﬁﬁf¥ﬁi@ﬁﬁﬁ&$%ﬁ%’ﬁ
& NHS e i@ % T8 > FIMTRhs 53 F o

5. ThEHRFRY L
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1 & 4f) PEGASUS #% % pegcetacoplan £ ravulizumab 4y 2 7 fie 33 B/
BIRFY

(1) 4l 4 8 PEGASUS 5 (74 8¢ £ F W - B PNH & 27 w » £
gink Rk AR T %I NHS f24 ¥ it 8% pegeetacoplan i 5%
o 4R g3t SRk %xﬂ_ E_E 0 TR & K 10.5g/dL ‘ﬁ‘?}%
BRdp R PNH s A Tt dek 00 0 R AR S B A
ﬁgpawﬁﬁ&J*?&ﬁ_éﬂ’ﬂﬂﬂﬁﬁﬁﬁﬂmlé“w*‘é
#c e NHS 32 eculizumab # ravulizumab jp #6 7§ Fak e & 0 ]t
WREET ML B ROTRE T A o

(2) v xR E @ * PEGASUS 2% m}?a A K e ficdp (v #pegeetacoplan
22 eculizumab )fr 302 # % £ A # & #dp( vt ravulizumab fr eculizumab )
{77 anchored MAIC » R iz 2 72 5% F RZAFEPEL LR > dol o ik
B EREF IR bR R L | g5 e R T R
FlE >0 pB it FlF (vl G E® "’h’ﬁ%] ) AT TR AL R
o Tl HETS R R R AT L AR Ry e

(3) Ravulizumab ¥ eculizumab #p ¥+7 »xit #i t 302 3% BT > 2 A0 & & F_
= & f 27dp ¥ > ravulizumab 327 % 3% eculizumab ; ® NICE » § *" 3= &R 4F 2
P ¥ % > ravulizumab ¥ eculizumab 2 & > Ap iz o £ F g3
ravulizumab &_eculizumab 1 % 25 %< & (re-engineered form ) » 2 j ad i
%ﬁiﬁéﬁw(kﬁﬁﬁ@9%U°iﬁg*&ﬁ’ﬂﬂﬁm%ﬁ
PEGASUS 2% * % ¢ ravulizumab £? eculizumab B »c4p 4 > B/H L2 -

B F R PR 2
(1) SMC (F{: ) [40,41]

£ 2025# 7% 29 p 5k o3 SMC 4 42 » B4t 3 [ pegcetacoplan > &
B- e AR mERA32022 270 11 p 24 5 £ BEHIE o

A BHERE BHIER

SMC 3k F 1% i %5 i pegeetacoplan * %58 T4 C5 4 8 4r|H) /5% 1
B3Rt 0 1 B ik e PNH & A who 2 /;1\?‘} #& National PNH Service!

I Natioanl PNH Service 5 — ¢ NHS England 3 & éh% ¥ it ¥ G BRSSP AT E
BRWnF R mE i Bk 5 PNH B A REH 2~ B & ehing & R3E[42] -
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guE ik o pUaEER WA * AN ERFL R X 2 B JRF% (Scotland National Health Service,
NHS Scotland ) A Zv 371> % (Patient Access Scheme, PAS ) » & 5t 53 & &
PEERTWE AL MOOBEY > T N A2k o

B. #Hadmd

PEGASUS #Z% S % &7 > &2 i@ % CS5S A WIr4| & ioFtprt » @
pegeetacoplan isf 16 318 » i 4 dha =R kAR § B ¥ w:ﬂpi o

C. %3&

1 & 4 f) PEGASUS #% % % -

(a) = PEGASUS #% ¥ > #x pegcetacoplan inf i 4 # 0 F §2® v* b ic #F
\i‘uﬁﬂm AL R el B RRR PR E L REERAL A
B 4 dig o fr ARC 3+ #cec £ 35 pegeetacoplan % %4 >+ eculizumab ; X & >
ﬁ%ﬂDHkﬁ%w%iz;ﬁﬁﬁ’f L% it — % % FACIT-F A #cie {7 7
Tt 4 AETE B M R Rt TRt o Lk ik

+ I ¥ 3T pegcetacoplan o

(b) AR

L ,’ PEGASUS i#Z%th A8 | & ZH 3N ITE RV A4 he vkl
d 7 i (blinded) ¢ & F % 3 &7~ 47 o
IL. /r)ﬁ?‘ v 4 ¥ a3 ~ B (run-inperiod ) » pegcetacoplan Z £2 eculizumab & & %
» BT A i N iE % IR 3E (selectionbias ) > e Flig o A vt RS fais
W%@ii%%o
m.%%@ﬁwﬁ@é16ﬁ’%*&ﬁﬁ%ﬁ$%@@@’?bﬁgwéﬂw
b TR AP B Bcdy ﬁia?J nF R BE AR SR R o S 32 F A
PR e B A sN T E 8 enBicdp B2 B T 0 pegceetacoplan fr 2x ¥ ‘a‘_:}?:_L % 48 ik > i
ws;g - H R E 2PFHR
(c) CXFY RAY PR RTG E vy B : pegcetacoplan £
;’) TRE R mt’ > #c ' ~ FH X eculizumab # £ 3 F 2 i’t 900 mg £Fups 4 1
GliE ~T 3 LDH kA R M i =% % & &9 (haptoglobin )k A #.€(0.144
g/Lvs. 0125 g/L)~ XL > 4 :'Eﬁ%]nl S AV BRI T kR
# -

d) #F="¥ 7 30%q * i * 1 eculizumab HEBFHEPETHE > T A&
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A T AR g 4 %

(e) PEGASUS & 5 » ¢ * eculizumab 3 > 3 B ? {6 u =2 kR ™3t 105
g/dL &5 4 > e pegeetacoplan 3% ¥ i Gk ATk R R AR PR

(f) B = I & pegeetacoplan £ ravulizumab 78 $ ¢ 0 FRtt i B 4% i anchored
MAIC % % » & IF/\?J{ ravulizumab ¥ eculizumab 7 ifp e fx v o gL #b > 2 3B 4H
27 F Ilis A 2Z2% 38 {7 eh ravulizumab ¥2 eculizumab % III #f % 7 385k + #
PBRR S B & F A (European Medicines Agency, EMA ) 77 253t 2 —‘ﬁ i®
FESFIAR o0 F R ERK o

E. HufekdFiriphly €

Pegcetacoplan & A T LB E o i A A REF T p 747 > @ ravulizumab
27 eculizumab ¥ F & ¥ A B #H% 18 o aﬁ,ﬁéﬁl % pegcetacoplan & $7HE F B o

2. TFFAEAPM 2
(1) %~ 2
~ 3R 4 * 304 F Cochrane/PubMed/Embase T + FALE 2. & 2 3P 407 !

7| PICOS s e E it > Iz H £ KN aE gi;*ﬁ"# i ik Sy ,\}?3 X
2 (populat1on) sy % (intervention ) ~ st ¥t PR 5 (comparator ) ~ s £
;fﬂ & (outcome) % F= % & -2 2+ (study design) > HIFH if 2 FLIZ 4o T

Population oriEE R R 2R o (PNH) 73 45 4
PR AR DAY e CS A MR

Intervention Pegcetacoplan ¥ — J /*

Comparator A X

Outcome AHEF s EEAM A SR TEREE D

Study design N1 4 PR 2% (randomized controlled trial, RCT) ~ 4 st =
e w AR (systematic review, SR) Tt & 4 7 (meta-analysis,
MA )

% pe + it 2. PICOS » i% 1% Cochrane/PubMed/Embase % < )I?e FALE 2T 2025
r

# 8% 1p 1 » 12 Mparoxysmal nocturnal hemoglobinuria | % &
Pos MAEF EITHF - HOF L F A -

pegcetacoplan

) HF 2%
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2025 E 80 1P T AR R T LR R e TR0k
#% > >* Embase & f& 100 £ FF# > »> PubMed % & 12 £ 7 > »* Cochrane
Library %)% 97 £ Fl o £ EAF TR 1 £ 193] 03 LFH - KEELRHE
gz 3}%@ &5 ’;jrikkf # PICOS # & ~ Fé"‘gﬁ}\rb‘ﬁ F i%-ﬁ 5 Q}’% s
TR A EB N O T R[4347, 49] c H 2T FRE G LR LR
3t FACIT-F £ %—L,&§#ﬂ+ Beanbihodhtpr SRepe A9 5 455
PEGASUS i#Sktn b2 2 5> & 5 1/ 5 2 & BB % [46]0 1 /i 5 p A% %H A
14710 1 & 5 4% ‘fFACITF io24mp > Lumz WA p RS 1&,1“
ZRBeanE 64470 1 K 5 PEGASUS B 2V (v £ 8 T 48 ik 2 385k & % [45] 5
Fo 3 AR ISR IS Al PNH S 42 f b w g 2 fx[49] « Fl &4 2 p e—ﬂa*zéé
AEFERAAM AL ST E E R RR SR L & Ao 1R
PEGASUS 4 £ #5852 A3 § 4 £ [50] 0 2 2/ B fiv %4 [48,51] - 4
¢ 1 B Bt 05 353 pegeetacoplan ¥ iptacopan’z Ap ¥R 2x[48] 0 ¥ 1 B Bl A
WL i pegeetacoplan ¥ ravulizumab®z_ #p 5 »<[51] -

A. PEGASUS #% (NCT03500549 ) [45-47]
(a) =K H[45,46]

PEGASUS #5% 5 - 8 7 W 7 ¢ o ~ BV v E g HR O 1 ¥ Tk
R on P ik X eculizumab o {8 £ & 7 K> 10.5g/dL v PNH = &
Ji 4 o #&% pegeetacoplan £ eculizumab 2 4p ¥ 5 px 82 & 214 o 373 %& ¢ Apellis
Pharmaceuticals 7 2% » ;2% ¥ & 5 2018 £ 6 * 1 2019 # 11 * -

PEERE LG ZBRER e 7 4%~ (run-inperiod) > #7F & <EH TR
% pegeetacoplan & # eculizumab /r),%f V16 IS HEY 0 p A R R R
% pegeetacoplan & eculizumab ¥ — /5 5 B (S Pl E 32 F F N I EH o Ay X
@ i X pegeetacoplanin 0 R eculizumab s 4 0 B R R R

w4 iF > &% eculizumab 4r b pegcetacoplan 1 & EH SR 0 K AR AToT o

Pdvp st APPLYPNH 5% > # 5 - 7 % I TRk i8R es > 4 4he et 22 6 B 7 CSA¢
Rl AR o s 2k kR T 3T 10g/dL ehup 4 > M4 4 % 3 iptacopan 2 g% eculizumab
RBWE S 24 % > B %M iptacopan T HEF A s A EAR R RF I ARC ik
FERZ @ IDHTSERS I ¥ £/ TN 15T o

K M p % ALXNI210-PNH-302 3% > 2 2 -3 % Il PEBHBTFREFZ > LB D 9L k%
ravulizumab 722 7 % »x{23" eculizumab > F% P F 5 183 % > 75 R pedp (LDH & i+ ~
BTH~FACIT-F 4 #cs it ~ ¥ vﬁ,ﬁiﬁl w Fom 2 F RS )W B or ravulizumab % 3% eculizumab o

AR TR PR AHESFF BT O VEF TR AR L CRHENF S 1,080mg F 3
X 1=t-
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SEE T RELAET 2 A S

438 H A 1637 F # #F FA 29 328 BAM X AF ¥ A

_,[ Pegcetacoplan 8 — & 7% (N=41)

Pegcetacoplan
1080mg
B TFES
i — R
+
Eculizumab

Pegcetacoplan

Eculizumab+
Pegcetacoplan
(31)

—’[ Eculizumab ¥ — J& ;& (N=39)

| T I

B3 4 1 1R 5t ERHK
Dayl ECE-So

= ~ PEGASUS #5& & 3+

4 = ~ PEGASUS #% 16 XL R =% i 145, 46]

jf SRS s BN IEE g (10 ]) Ry [P E5%
K7
® = >18 Ao G e RAEILY ¥ PNH o
o B tE B b E W 'w‘.’?#«‘i—ii") 3 '[35%%{’3‘?';_
eculizumab ;> % > e s 2% kA& 19 1424 10.5 g/dLe
® Y ERF & 4h#kc (body mass index, BMI) < 35.0
kg/m? o
® iklrn 7>1.0 x3 ¥ & _F T (upper limit of
normal reference, ULN ) ~ x -] >50x10%L » * “%’
POSTSE: ¢ v s >0.5x10°/L o
® LiFd 2 &P AREAERR LK 2N 0t 2
EE St
s u ; ij%'?]f; oW W B 3/ ( Neisseria
A g

meningitidis) A~C~W-~Y e B3] -
W % {4a7k 7 (Streptococcus pneumoniae ) ©
| AR “‘%’ & 1% # (Haemophilus influenzae
type B) °
® wmFRH e
A X MAF R L g o
L ’ﬁ%’*igﬁgfgncumﬁ%‘éJkg\:,uumi%g-_g:_{
W2 e
® B BB EE Y 4o QTCF £ £ (prolongation )
>470 % #; ~ PR interval >280 % #;

e Kf e
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® 5 £ QT ¥ (long QT syndrome) ~ & 44z i&
3w 2 45% (Torsades depointes) = % P ki ]
B (syncope) i A & FRpE L o

Wk | @ FEekl D FF 2% 4T ie 0 1,080 mg pegeetacoplan o
tE e HEw: RAIL .%%%’Fé“mii‘?"?”"ﬁ #4 eculizumab e
- ZipE kR EED 12 B M ERL oS Rk f%—i&ﬁi%i ( packed red-cell
N transfusions ) T #c (<4 =X &>4 = ) % & - F#HE (<100,000 £>100,000
x10°/L) » &k > 1 127 ini @k es R o
A& Foredp ik Floixeddipr s v R ER DR o
® LITHHERYFEALEL T om0t b] e
WAt & focdgth | @ AW EE 16 F4prt 9 ARC 3748k~ LDH k& fo
e 1 FACIT-F £ 4 34 "chs it o
ip ik ® H ¥z iy a2 AE 2 (adverse events)
. o 2 S E ARR e
T AR o iptnrELt
® FHRIWKELCTBIFPAPRT AP RN -
@ gt EAF R E R & 2c % #04] (mixed-effect models for
repeated measures, MMRM ) &7 447 » WAL = F kR FL 3 F %
7 B?F'a*,i%f%é KRR > s len] s Ak RIE 2 TR
o T EE WAL F Ak o
/»\’;fr o ﬁ?li ENAI #&;—E% ¥ 3% F ¢ (intercurrent events ) _rﬂt“ﬁ%]nl {4 e

TR Ak “,/]E (censored ) °

® FiRPrudptREAVHEFLE  ZREL MRFALXTIMA
(hierarchical ) £ {5 # %= & J »edp 0 42 H B4 03] - 4535 (type
1 error ) °

* FACIT-F € % (Functional Assessment of Chronic Illness Therapy—Fatigue scale) % — > 13 32 p 3
SRE O RFTFERALER LIRS RASHFP AL EH N TREE Afici 01 52 AxiK
A T ARE TR F[53] -

(b) ¢ AR [45-47]

PEGASUS 5% = & E 102 fifflis A xR0 fi:}fia ARBER M ERITRELD]
e A > H ¥ 4] =4 %% pegeetacoplan i 0 39 =4 % : eculizumab ‘& o &
% spegcetacoplan 2 £ § 3 o 4 F] RAMZ L 3% 163k % ¢ 1k j5% o eculizumab
B A 0% R 0 2 A H A TP 0 o

WP AEEFE B S B HGPEOT FHESREE 0 BMIR K C AA B 4 TR

I:‘S ~ ?‘/’,\
B

%7 PNH fr£ % % eculizumab #1? =pFff‘e > & =% kAR 2 ARC

pt ek eculizumab & € F FR 7 HE A E (2% 1 =X 900mg) £2 FERE =3

A Ap ke o B3 PEGASUS :#%& B %32 P AN SH AP PFHEL L - -
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FE R

P A EH

ey Pegcetacoplan (N=41) | Eculizumab (N=39) | Pegcetacoplan (N=5) | Eculizumab (N=5)
ﬁﬁé:’i’i’—:l(gﬁvlﬁ)’ﬁ 50.2 (19 = 81) 473 (23 1 78) 57.4 (43 2 76) 472 (231 2)
L A de (%) 27 (66) 22 (56) 4 (80) 4 (80)
8% A8 (%)

v A 24 (59) 25 (64) - —

TE 5(12) 7(18) - _
BMI 26.7+4.3 259+43 24.1+33 23.5+3.0
fFigE A 12 37 %ﬁ%]n‘. v A # (%) 10 (24) 10 (26) 3 (60) 2 (40)
AA?}%Q v A ¥ (%) 11 (27) 9(23) 2 (40) 2 (40)
?;/’}%‘rPNHJE%FS*’“‘t”_ﬁG:(%If])’E 6.0 (13 31) 9.7 (132 38) 26 (132 18) 3.3 (232 12)

Eculizumab i PR > ¢ =i (F8) > #

44 (04 1% 17.1)

34 (0.3 % 13.8)

1.7 (09 % 8.1)

1.1 (04 % 7.8)

& 1% P Eculizumab #| £ > £ #& (%)

2% - =% 900 mg 26 (63) 30 (77) 5 (100) 5 (100)
2% - = 1200 mg 13 (32) 9 (23) 0 0
2% - = 1500 mg 2 (5) 0 0 0
GE D 12 B Y B >4 = 0 Ak (%) 21 (51) 23 (59) - -
% ) 0 x10%/L 166.6 + 98.3 146.9 + 68.8 228.8 + 167.4 1642 +71.1
kR o gdL’ 8.69 + 1.08 8.68 + 0.89 7.81 + 0.64 7.70 +0.79
ARC 2+#& » x10°/L* 217.5+75.0 216.2 +69.1 155.0+31.0 184.0 + 39.1
LDH k& - U/L 257.5+97.6 308.6 + 284.8 234.5+57.1 479.4 + 627.5
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R R P A=t EH
ey Pegcetacoplan (N=41) | Eculizumab (N=39) | Pegcetacoplan (N=5) | Eculizumab (N=5)
FACIT-F » # 322+114 31.6+12.5 372+8.4 38.0+12.3

tARC

+E

R EES ToEAREL -
EATEL SRS T
e n o 2 FEML 121160 745 1362 18+
%45 30 2 120x10%/L -

% 113 12 226 U/L »
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(C) i 7t s
L 1 & 2455 5%[45, 46]
i 16 T HRFEK (SR Eiok ) [46]

AR Foedpthk om0 % 16 FAPESTAL 0w = FRR %1t pegeetacoplan
B ALt b B F RST eculizumab B o 533 B {8 pegeetacoplan T 35k i Z R R %
it + 2 237 o/dL > @ eculizumab 2P| ' 147 g/dL -2 2FT351 B 5 3.84
g/dL (95% # % A [CI]: 233 % 5.34) -

B 4=t & sxdp th T o o0 é’uﬁa?]i i Avt b2 ARCH Hc® 1 4p 328 7
pegeetacoplan # % > eculizumab » £ @ » LDH 4p 1% & ax Fév“‘_? E2g M T2
B95%CI )32 7 & 20 U/L - FACIT-F £ # *% pegcetacoplan s+ =
9.2 ~ > eculizumab 27 %% 2.7 & > L3L E 5 119 » t‘* AR BAILE LT R
B RoAE T (e d AR AR T R e TR T ﬁ“"ik%?'lﬁ? EfEN N

Faw % §:};—, # > & > pegcetacoplan 2 :E B it ¥ rﬂ}lis At By B > eculizumab oo

P AIEHEZ T B UL 115 % B HRdp o pegeetacoplan 7 36 B3 &
redp i T E R R AR ) S AR R R T E o MRS R -
R 5 vk [47] o

RpF A7 8 %87 &% 16 ¥ pF> pegeetacoplan 2 & FACIT-F £ % ¢ »
8/13 B3E P + » EF|FAk 3 & & & & (clinically important response, CIR ) "33 ¢
B PR FRSE 0 OR 43525 (95% 1153 & 18.06) & 38.81 (95% :2.27 %
662.30) 2. B 5 4 4 i MCID>5 & e %3t 5 &% % 3% eculizumab % > OR
% 11.19 (95% :3.37 % 33.57) } i3 » Hifw Eﬂ:/w\’}’?%;"r R EREH
4vl g/dL’FACIT-F AL Iak 4o 2.84 4 o FERE @ % o pegeetacoplan £ #2 eculizumab

e hied 3o A RSP IR G BE[43]

m FACIT-F &~ L3#F & 3 —‘ﬁ TE 3 hEk) Rk £ & £ % (minimally clinically important
difference, MCID ); ¥t3> PNH > MCID #3752 5 & e i - 2r 2 @ a5 )?“r]’ g MCID(3 % 54 )
AL e

" FACIT-F ® 44 % 54 % . # % & (Likertscale) » /€ Jh #/ % 1t F1>2 %> CIR ©
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TR R P& e

T vadp telie fr s Pegcetacoplan | Eculizumab 2 iE Pegcetacoplan | Eculizumab

(N=41) (N=39) (95% CI) (N=5) (N=5)
i & et
BAG i T ag 2R ERE R > g/dl 24+04 -1.5+0.7 3.8 (233 53) 2.4 0.2
B 4 =% & pdp i
BB F R 40 B0 % 85 15 63 (48 = 77) 100 -
g A Apt e ARC R8s 1t 0 x10°/L ~-136£6.5 28+11.9 | —164.0 (—189.9 £ -137.3) -89 2.0
g AH A LDH R R % 1 0 UL —15+42.7 ~-10+71.0 -5.0 (-181.3 % 172.0) —61.1 -37.2
g1 2 8 4t A FACIT-F A #c 1 92+1.6 -2.7+2.8 11.9 (5.5 % 18.3) 5.6 1.8
H =& ofondp ik
o FRRZIIE A i Lt % 34% 0% - - -
ARC B 3] F e 4 vt 6] 0 % 78% 3% - - -
LDH kA 31t ¥ e 4 vt B> % 71% 15% - - -
RPEL FIRARZIIE F oy A0t B % 63% 8% B B -

P hA EHERAREREL -

&
*
a

F4 EPAm A AR RY P R eculizumab o PR L B o
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i, 48 W B st iF ¥ H[45]

B 16 FATSH R RS (8 0 pegeetacoplan fr ¥ 38 4% pegcetacoplan
o (T @4 PEG—PEG 2 ); & eculizumab 2+ 39 > Z 7 fEi i =
pegeetacoplan i | sk B W 0 i MIF R A ehAat R drd] 0 o 4 R R
pegcetacoplan £ eculizumab 5> 4 { 3% % pegcetacoplan ¥ — /5% (12 ™ f§ £ ECU
—PEG ‘) ¥4 32iF - 27 » pegcetacoplan 22 2 = Fja R #p BF D enF 2
ol mFF SR D% £ 35 R A B (TR ME% - ECU-PEG &
RlF 7 Fe kB NRan? LFEA 30 Bfdh 32 sk o BagliE
FHF PR e =#k: 215 % (IQR194 3 222); PEGASUS &5k trif &
P 8kci 337 % (IQR337 3 3445)-

b redg & 0 PEG—PEG 220 % 48 ehu R kR ¥ 16 asFip
¥ ECU—PEG & p| 7+ % 48 ¥ Fl szt g ¥ ec L ;LDH )k & * & » PEG—PEG
g n ¥ RPN > 2 ECU-PEG 282 ¥ :cf LDHER » 2 4c 16 ik 4p - &
K s3t B % 5 @ ARC 3* 8k » PEG—PEG  #cid 4% #£ 2 » ECU—PEG /&~
¥ 43t B ¥ 1 ARC; ECU—PEG ‘& § #5% > ;4 t5 » FACIT-F 4 &+ & %
POMFRL P ERELA R A4 o &% 483 PEG-PEG &
730 2 (73%) ¢ mEL i F & 4 ECU—PEG 2§ 28 &= (72%) & fij.i

WP A% %HEAY 0 4 % EPEG—PEG & § ECU—PEG /& » % ¥ & 5|
o BERE S H 4D 12 e 7 [47] o

# 4 ~48 ¥ PEGASUS :#% B s 1758 % (Hd iRzt

% ek | PEG—PEG & (N=38) ECU—PEG & (N=39) |2 @ 48 %
[ie B & Nominal Nominal | 2 Nominal
R e | v as e | NIy 6y | 5 ag i | TNOMINE
& p-value p-value | p-value
11.54 11.30 0.14 8.58 11.57 <0.0001 0.27
& g/dL
LDH- U/L | 189.11 222.67 0.60 353.19 224.08 0.17 0.80
ARC 3+
i ’ 77.14 79.95 0.31 220.79 94.02 <0.0001 0.10
x10°/L
FACIT-F
41.81 40.60 0.82 30.62 42.52 <0.0001 0.73
score

iii. B x5V T % 2 £ (open-label extension, OLE )5 (307 OLE ; NCT03531255 )
(Hf4rp 731 45 & > W& 4722 PEGASUS #5% 40 b 5% % ) [50]
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% 64 L PEGASUS % 34 -8 0447 § > 3% 4o B = [52] - 13450t 8%
e FERT AT AIFI N 156 (93 &) LDH LR T % ¥ 48 % & ULN 1
T ARC 2 B e & ccd 0 § 3 S FACITF T300 gt =2 (A7 gy g~
) AL AT - R4 R B 43.6 A 3 S2%:¢p 4 B3 E P AR BB
o R AR g B4 T1%2 T9% ¢

=
AR

PEGASUS 307 OLE
Sag MEHEN  MKAEEN X B KA R AR

v

(@) (l6m) <=¥ (328)

8 Pegcetacoplan(n=41) =+ Pegcetacoplan (n=32) —
M
E (1]?53[;) % § Pegcetacoplan — Pegcetacoplan (n=32) .
13 AiR H PEGASUS 41 AR H 307 OLE B 234 (n=23)

3A & % #1307 OLE

B = ~ 307 OLE #= § % 3*[52]
(d) * 24 *

B 16 ¥ A PR I I - pegeetacoplan 2% 36 = (88%) s 4 ik B
# 4 72 2 F * (treatment-emergent adverse events, TEAE ) ; @ eculizumab 7|3
34 = (87%) f}lis L4 TEAE ; B (serious) AE# 4 F 22" RJApy -2 &
¥ L TEAE > & Z 364300~ & (37% vs. 3% ) ~ 78 (22% vs. 3% ) ~ BTH

(10%vs.23%) ~ B¢ (7% vs.23%) fok % (5% vs. 15%) > s % L o f 3 »

pG - m A FL R g B —*‘Ff W& 87 pegeetacoplan 5 & B iR P
FagFtiare 2T 22 7= %5 -BTH = & »pegcetacoplan fe 778 4 F 5 10%
43t eculizumab ‘2 23% - Pegeetacoplan 2.3 4 = BTH j 4+ 35413 LDH P &~
B (Bgm 332 IVH)» 29 3 Fptd ok 5 [46] -

A8 FHRNITESE B 2MAREY 16 XL EF R - PEG—
PEG 2% 33 i+ (87% ) % 2 TEAE > ECU—PEG &% 37 - (95% ) % # TEAE-
2k % L TEAE (8 4 3>10%) 518430 F i ~ BTH ~ #¥F]%X ~ "8 ~ &
Foo g A B A R A S BRI LG R A FIEF AN A
M (drug-related toxicity ) m F & 8 & ¢ b 3E% o BN T8 F > PEG—PEG
23 i A FITEAE 381385 » 2 g 47220 m M > 1 =915 2 3R Vg

(pancytopenia ) s ECU—PEG & % 7 i+ %] TEAE i¥ 1385 » H ¢ 3 =5 H|¢res 5
BARM > B eae 1 fRe e~ 1 CaBaci X 1 B E R
& (mesenteric ischemia ) [45] °

# -+ ~PEGASUS % > A~ {7 % %
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"R RSN
Pegcetacoplan | Eculizumab | PEG—PEG | ECU—PEG
(N=41) (N=39) (N=38) (N=39)

iz TEAE> A 3 (%) 36 (88) 34 (87) 33 (87) 37 (95)
BcE€ TEAE A 3 (%) 7 (17) 6 (15) 8 (21) 10 (26)
F- P g4 F>10% 5 TEAE > % ) (%)

BRI E R 15 (37) 1(3) 7 (18) 13 (33)
B F 2(5) 6 (15) 1(3) 7 (18)
O] 3(7) 4 (10) — —
L 9 (22) 1(3) 5 (13) 5 (13)
L 5(12) 4 (10) — —
BTH 4 (10) 9 (23) 7 (18) 8 (21)
B 0 5(13) - -
BRR 3(7) 9 (23) 5(13) 3 (8)
A P 1(2) 4 (10) - —
3 EL 1(2) 0 6 (16%) 6 (15)
teERg g A 1(2) 1(3) 5(13) 3(8)
A 7Y 1(2) 0 5(13) 3 (8)
B.

SRS e A [49]

1 A% P s ¥ eculizumab #7053 PNH 607 fe 5 = 2817 kA2
)EJ%‘}"}QE;T o #FE p HPIE 2007 £ 3 2022 F 0 A R~ 4 B iS4 é)?% ' 2 B
i 3% pegcetacopan Z2_ 3 % (1§ 5 % Ib #F §2 :#5% PHAROAH, NCT02264639 ;
1 & % % I ¥ 972 3% PEGASUS, NCT03500549 ) ~ 1 % danicopan ( % II ¥} &
Tk 2%, NCT03472885 ) ~ 1 f iptacopan ( % II #f &k %5, NCT03439839 ) -

2 % B>t pegeetacoplan 2_ 3% BT F BN S R E B BB T K oY 2 5
P H_1F 5 eculizumab *f4c F 7% 2_38% o H ¢ > danicopan £ eculizumab & * iy &
24 FP B PR ER A Tox 2% kR (2.4 g/dL, p=0.0001) > @ iptacopan £
eculizumab & * ¥ i Pt P EFc L w 2% kR (3.19 g/dL, p<0.0001) > #
BT MACE L - TR IR o

%4—‘3ﬁﬁ¢%?ﬁ@»?%

2 %

ek (&) De Castro et al. Hillmen et al. I;?Sliiil;aﬁrg’ Risitano et al.
A 7 (2020) (2021) (2021) ' (2021)

R

59w~ 2

R

?, EENRIEN F;'E%Q;
FTE S HE
gﬁ:%;

g‘:‘:b‘\ﬁ';?"l;t

R
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. s De Castro et al. Hillmen et al. Kl.lljclsekararaj, Risitano et al.

xr-‘ﬂk (&) (2020) (2021) Risitano et al. (2021)
(2021)

LA Pegcetacoplan Pegcetacoplan Danicopan Iptacopan

W A pE

G o 9 80 12 10

XEH A

R G

G o 6 77 11 10

i .

£ (#F) >18 o & >18 f > & 48 (18-65) 43.5 (18-80)

o . . £ eculizumab | ¥ eculizumab

‘/‘_—-«//%f /2"5 _E{ - },‘ﬁ?‘" /24: _E{ - },‘ﬁ?‘" /24:‘ ]’If ’}l’ ]/Ii ’}l’

C. Rzt s 47[48, 51]
I.  Pegcetacoplan £ iptacopan[48]

I % 4 #7 % 1% & % Bucher method ** #& pegcetacoplan (16 i¥
PEGASUS %5 ) £ iptacopan (24 i APPLY PNH 5 ) 2 % »c % « PEGASUS
W % 0 pegeetacoplan 2t A M L 35 ARC 3*dkcvg § »° APPLY PNH 32 5% 1
iptacopan 2. (217.5 vs. 1932 x10%L) » it % 5@ 5 + 2 ek b 1% A0 $rike
Ap L e

B SRR A 3355 4 pegeetacoplan £ iptacopan Bt 45 1F
PRAYDEFLE ELALC o F2AREKRE BTH AT A &

AR o FPt A 2 e 4 oo

+

ZL o s B ERASITES (2 2 R E pegeetacoplan vs. iptacopan )

2x% 3R 28248 95%T 9F % B
& =% kAE (gdL) —0.49 —1.78 3 0.80
ARC 2+# (10°/L) —34.41 —90.2 3 21.21
LDH ik & (U/L) —115.16 —244.40 3 14.01
FACIT-F £ % =4 3.57 —5.60 & 12.73

II. Pegcetacoplan ¥ ravulizumab[51]

Y- f A A 0 117 anchored MAIC A 45 1 % p 16 % PEGASUS £
26 ¥ ALXN1210-PNH-302 (NCT03056040 ) 2 cidicdy » 14+t f& pegeetacoplan

¥ ravulizumab = *;::}ﬁ Z o

5 FE 2 ALXNI210-PNH-302 :#% % ;éﬁ - k0 ¥ PEGASUS #%
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VSRR TR EX S H P > pegeetacoplan 2 % eculizumab 4 %W & 3 5
2 7 = FGFEP LDHAZEE § 8 "2 1.5 8 z‘«}t#ﬂ,‘f v B % PEGASUS #5%
# > &3~ 36 i pegeetacoplan % 32 i eculizumab 5 4 - @ ALXNI1210-
PNH-302 5k 4 » 97 = ravulizumab % %2 98 i+ eculizumab e AP f
ravulizumab % - pegcetacoplan jedi 7 4 1+ (69.4% vs. 48.5% ) > ® figskw — #
3 ﬁ"] g e At Ble e® (72.2% vs. 13.4%) » pegeetacoplan e i i % Ok &
4 gt (8.7 g/dLvs. 11.1 g/dL) -

3 %% BT 0 & ravulizunab #4p b > pegeetacoplan (et B fRk foa R
Fiptt R gEead 0 a ¥ o2 B 5 F (Quality of Life, QoL) 4p M 7
HFha G R I REFON L TELR > S5 Y M3t pegeetacoplan & o A
Ltz o

2Ltz S EFE Y RSITES (2 &R E pegeetacoplan vs. ravulizumab )

2eRFELLR 22 % 8 95%CI
#FAEE S (%) 71.4 53.5 3 89.3
o RS s ik (U) —5.7 —72 1 —42
e RRBIL R A 6] (%) 75.5 56.4 1 94.6
2 LDH ER & ¥ i 2 s 4 vt b (%) 64 419 % 86.1
LDH % & (U/L) 0.3 —154.5 1 155.1
FACIT-F £ & (&) 8.2 3.8 1 12.6

e - .

?fli\c)QLQ'mop"‘ ~ — RHEE R 9.6 0.1 2 19.0
EORTC QLQ-C30 £ % — & &+ it (4 ) 11.5 36 3 195
EORTC QLQ-C30 # # — ik % sk (4 ) —133 —23.7 1 —3.0

(1) #hF 2 T

#HF § 4% F & pegeetacoplan R ELAIATE > BEEEH TR iR
B - CS A MFr ISR 0 R AR oRS kA E 2 PNH & 4 g5 4
2 HE o Fﬁgisdxﬁj%gpiﬁz& FER »"t*—‘,i;;ﬁ%“ 2025 &# 7 * 3 p i%iH PubMed
% Cochrane § + F#L R & {7 % sufd 2 )gkf}“)ég C BB R 16 B FoAp b }]?e 5

P EORTC QLQ-C30 FF“% (3.0%) & 7 30 BRAL > o bp™h X R F DEH i PRl UIE S B
wEA (£ AT AR A ) Z BREAE A CRY C RA rBerReE ) -
B i I%ﬁ’i, SR EA S el AL g kRl E - B B R «fw\ﬁ:” v s 03]
100 s it nfc L Hjp- BABKA LB BRARELER - 20 {FERMAEKDL &
HFRFLIIMCID 4 §HBAFRFRE-H N B A2 FHEER R A BARF S 2424
EAREEP G o A BARF AR A [54] -
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sets

B

—

12k 2 ped - 2% 70 (1) PEGASUS 1 38% % % [46] ~ | f 48 iemk %
5[45] 2 F B o 5 [48,51]~ 1 5 P &=t %32 45[47] ~ 1 § FACIT-F
B2 F 184 49[43] 0 2 4534 FACIT-F £ % 810 p  4p 52 [ Pl 12[44]) p
Feon TR T THE S JHEF | RIERD 4 2 jrf 2 k4R PICOS i
%7 % 24P b Bt~ 2 PEGASUS 385 5 % 7% @ 3090 £ % 3 i [55-58] »
PR A o H AR 1K 444 PEGASUS @5 > % 48 i p¥ FACIT-F13 4
P23 %4 I ECU-PEG &2v ¢ ¥ » @ PEG—PEG 2R v 4
B E[59] -

2. ARFHIFH NP @& * pegeetacoplan 2 rcE £ 2ol B & &+ F1[60];
1R EER6I] 1 A 2ERM2 2625 1 4 2 kp 2R~ &4~ /AR~
OFL7 A 2 W2 #dp[63] 0 FHA T R AEdp YA AR E SN
#) PNH s A 40 B3 s ik § 24 ook o

ERF T RESBRFAFRPPEEREE DA REH P S £ AR
R R FE e TRt aR L BIE[34,37,39,40] 0 4t Rt AT
o R R AR~ U JIEF s 3w i T pegeetacoplan * 3R C5 AT R ] A
ERCIEN R REY & XSt J’u,f TR T e 2R ERZ )Y 105
o/dL[64-67] -
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* % % 5. Aspaveli/Empaveli 723 = 4 % pegcetacoplan » B % F L 5 Pl e
Br il Gk s Dot a Rl L g ok A gp A st aE R
FERP > SRR RER T E8RL - ACSAHMPr IR R > B AS R &
i 20 PNH = A g 4 o

X

P ARG BRE S AR AR G FARRY ISR FR R F
FELE B AZESFRGTNEFRAFLEERE2E S ¢ 7
eculizumab ~ crovalimab ~ danicopan » iptacopan % ravulizumab > * % it 5 f6 & &
B e WA RPE PNH 2 #5357 i o o b b E K9 > P g iR 2 98
C5 4 %474 & | eculizumab % ravulizumab ;> * > /o ¥ M 2P L =3 PR S
rERBEEPEZRIEY BX CSA WP AR A E R zz\ £ mﬁk HH3 T F o
% B ﬁfv?’fﬁ‘irjﬁf#ﬁ 2 EREAGIER AXBEBLRE - R ZE o _'—]1,“* N - 3
Sl AR R o fy e e & JEITERAT B4 A danicopan % iptacopan-e ik % St
ﬁ?ﬂT@“W=“*%%wEewmmmb F B Bt iEs%k 0 ¥ ravulizumab %
iptacopan £ F""i:r A CV =iy El

it B A AR EER ARARL AR ESP T RG L
v &

= L
g0 e R o~ R4 i e danicopan % iptacopan B

=3
y
ﬁ e
o 9b g
:i‘l oy I

v
ﬁ P
Wi Sk

o

A
)

S) LR FRPHEERLE ALK

‘e £ 4 CDA-AMC ~ 2% PBAC ~ & B NICE % g SMC ¢ ¢ 2%~ %
E it A T4 C5 AT Rdrd A F B3 K& &% a0 PNH & 4 IR
Loz B RER-

ER

b

WO

=
2

T &5k C5 AR A 9 eculizumab % ravulizumab i 5 %3 & o

EHITA P RIRA T A LT R A CSHMPHIRILET 0 0 BB

JEk o 139% PEGASUS 35 % % > 3% 5 4P #3% eculizumab 71 % > pegeetacoplan

Fooed A R RA D M F R

3. ¥iiEiE : PBAC~NICE 2 SMC #3246 2. BEiF® > < CS 4%
Frgl RT3 B F?‘ﬂ_ ; CDA-AMC &2 & 3% T_C5 48 R drd) F @ * pF
B tfphk b REERCSAMPrFIRELT PRk 6 B o #2305 73 &2 2
#% > CDA-AMC % PBAC i@ =22 kR 7 M3t 10.5 g/dL » NICE 2 SMC
PlE X s 2 ZER L -

=
@%»

-
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(Z) iRk ® >

AFL AR ST - oy TP EPBHRIH FH & 16 T4
e ¢ - pegeetacoplan £2 eculizumab 4ptt - 3t A &R faadpih (=R RAR RN )
Bpom it @ Mgt & Rocdp iR 0 A LB qa g 4 v Bl % ARC Bt % L
pegcetacoplan 327 % *t eculizumab o *% 32 #F e 28 (v £ 8 ¢ 5 8 _eculizumab
$ 45 3 pegeetacoplan jp lew] > Hu kRS FEA B FL o A
MRk Y o FH R * pegcetacoplan e R FRAT Fr e
%156 (932 ).

G 0 A% 16 FEI BRI T 5 pegeetacoplan 2 % eculizumab

TEAE # 2 S 4p ¢ &3 4 TP o 2% ™= % b|-Pegcetacoplan 2 ¥ L 2. TEAE

R ALK R~ "8~ "4 ~ BTH  Eculizumab % p] 5 BTH -~ 887 ~ &
AR R B e B322SS BEFRATOF AT EF A .

PAXRESIT SR A1 &2 ML Jordptht o p Ap L T 0%
LR EEARR - RO X 2P G ETR-ReFRMVRERRD 2%
% 54 iptacopan % *7F Frocdg ik (¢ 7 1w 2% kAR ~ARC-LDH k& ~FACIT-
FE4) v A FLE ¢/I§J% f%‘ﬁg—‘éi‘ﬁ%ﬂ*i % PR FEL R
% o g ¢ > pegeetacoplan 4p .+t ravulizumab > % B R gk (¢ § @ iﬂi%li
G e LR B e R~ F ek OB R AERUR 40t 6] > 2 LDH R A
LF AR b)) TR P R o k¥ e QoL A dp ks § R E e
L ATR o

(z) FhinZ
i% B ek M FRT 540 SRR FR BT 7 K
UL R FR TR B i CDA-AMC ~ j## PBAC ~ # & NICE 2

g it wﬂé*ﬁ&ﬂ%"ti°

&4 £+ PNH i % ¥4 ¢ (Canadian Association of PNH Patients ) % 4v £ +
£ 47 A s 2 d s 2 R ¥ es € (Aplastic Anemia & Myelodysplasia
Association of Canada )~ ;£ PNH % # ¢ (PNH Support Association of Australia )
2ERTRAE AR FL L OPNHELAFER ST f e BE FFEHTL (LR
AR AEARY ) B ERE B R R MR R TR R
ﬁ%li v LR R A R R 0 @ B ow e (4 eculizumab £ ravulizumab )
B ROREZHIE F M3 & IVH #3551 EVH -

Pegcetacoplan ¥ L Tk Jp kB RE > » 3R B Jlenk FL TR ES G
B A LEFROE e AT ERGE A AT A R R A
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ﬁis?Jﬂ'; TGRS RFR LM F L gAY FWAESET ot
Bfrl (T 4 o
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() ERFRNLAP FHGAEF]
ERE T APHAZLHSRRNAP L EPEREF] -
(Z) B EAamipigs

*3F 4 4 & 2+ CDA-AMC ~ PBAC % NICE 2z %Jjﬁﬁi:}i?‘;ﬂ’—fé FL 2 Lié'fv‘ﬁ
oz TR GEH E B %5«‘1,%? B R oL
CRD/INAHTA/Cochrane/PubMed/Embase #p i < )gk » UBFfRA B %5 K e
B BHERR DB S AREFT SR

xR ik FE P

CDA'AMC 2023 E 40 D2 o

(s d4)
PBAC (;&') 2022 E 3R TN DL
NICE (# /) 02022 & 38 24 o

ﬁ o sl = -

‘]jgm w SMC (gkte i) FR A HFRFL 2022277 =4 o
P %

~~._‘.‘Fl

THFHRE CRD/INAHTA/Cochrane/PubMed/Embase 3% & % o
EERARELFAH | 2025 & 70 oz o

ix ! CRD % Centre for Reviews and Dissemination, University of York, England. m‘{ﬁ =3

INAHTA % International Network of Agencies for Health Technology Assessment m‘{ﬁ”ﬁ’, °
1. CDA-AMC (4c £ %) [34]

‘v £ % CDA-AMC *t 2023 # 4 * 24 > CDA-AMC *¢ i ~&H L RLR
¢ (Canadian Drug Expert Committee * CDEC)i& 3% 5 i i* ¥ i pegcetacoplan »
s 4 C5 #»P%Jf*ﬂ]ﬁ B & @t nd X PNH s 4 o 5 & 00T it
® e EE L omt AR CS #»’P%p”'lff?l |7v > 2 & CDA-AMC 4%+ CS Fr |

) (4 : eculizumab ~ ravulizumab ) e9%% 3 % i %2 (4 PNH clone size >10%
$) 2 34&PNHA <2, ;ga CS%»P IBlieRie g FEEPL (&
Z%<105¢gdL) » # ¢ #U,%L Fobpa ot end @ R F] o & IR R

C5 4ri#eh7 2% i o
® BEEE LR EP B s @A HIH Gl PNH g 4 pEenis

;/g‘_z-’,;\‘o

39/65



114BTD07015 Aspaveli/Empaveli

i o 1. Pegeetacoplan e % § ip o PNH 5% chu it 2 F f7 B = ™
GEHEDRT 02, Pegcetacoplan 7T H e R S EH R ",% K

BB A2t 247 (CUA) 57 4 03] 0 B R%#H 5 3 C5 #rd | &5
P X eh PNH = &0 4 (%@ 348 C5 #ril @2 mftmt ) > 4 » L &
pegcetacoplan ~ ' #& K % & eculizumab ~ ravulizumab > $%4c £ * 2 X %5 B £+ v‘ﬁ
B LA X LL LA o 1R rctick p PEGASUS #5% » & B&K

eculizumab £ ravulizumab £ F 48 I 0FR5k fr 2% o
CDEC ji 5 AR 100 1241 -

® HCAM ek kR R MR TR AR KR E AR £ R TR
G o pvh s g e d 105g/dL (L S ELE kSR A WA E o H AP
TR R

® T NUBER A Tt gk Tt Eogd (mapping) X AEE 0 FlA
PNH E’)%fi}}ia A et oo iE B3R pegeetacoplan 3 € QALY 3t i eh
GREY; AN e & A

® 77 eculizumab ¥ pegcetacoplan 3| £ 33 < % #_%k 1345 PEGASUS 3#
Z > 2 CDA-AMC 3838 TRk & 7dp 11 @ F ir? 22 Ut o d 300
Aleni B X AR FEH > F 2 AT l&gﬁkggcgﬁﬂ\iﬂ’i@ﬁﬁi
%8 pegeetacoplan 22 C5 Fr|#4p b chst A3 o

® Tk % RELE B e eculizumab £ ravulizumab ¥ - FH S FxH @ * 7
e A S £ X A1 FL o AR AR Y CS prdlAs R PR
FRUKE -

® LY P FEPNHAAMERFES & P32 mad - Rk s 7RI
Lo ipRrnk MR ESIRE > & Y IRATE | £ R 0 e 07
TR LB -

CDA-AMC £ £ F it 24277 £ 445 > pl % 4o ¢

® CDA-AMC 5 f2/-3RA A £ Af|m B TE 47 AFPN 7 o 45 1 BK
eculizumab ¥ ravulizumab % a, W ESFR T R E S AR
rE A S s A BB R v X pegeetacoplan ik % 5 e

® i CDA-AMC A # 8B ¥ - pegcetacoplan #p &3t eculizumab 7 £ = & 32 F
GHERRE (TEATHI%FLF) o £ CS PR F 7T LHPNH
& 4 5 4 »pegeetacoplan 4p #3% ravulizumab 7 ICER & 5 62,144 4 % /QALY
gained ° % 14 50,000 4c % /QALY gained 2 ff i & &3+ ¥ - pegeetacoplan 7 *
% 0.9% B & oty o
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® 7|34 eculizumab ¥ ravulizumab % ¥ % & 7R ; CDA-AMC i& {7 - k7|
REHRTELAYT 1 Eri;.l&* A5 T pegcetacoplan 4p #iz eculizumab #-
FEAAG F ARG Kotk FIRCA S QALY ¥4 B 3 A A R
Lo F pegcetacoplan g1 C5 Frd| | Ap b 0 g % QALY # ¥ i #0345
B F e v % WEPF LRI 0 B pegeetacoplan ¢ ICER fE#-+ 2 > 47 2 58 i #F
BE LA o

CDEC 3% 5 pegeetacoplan @k F ¥ s Fa I 0 ﬁ%]ﬁ; Z R RIRF
B3t 0 HICER B i 62,144 4% /QALY gained » %]yt & 7f *% [ S B e
50,000 4t #*/QALY gained enff BEALIRT_ 5 B & A2k F o

2. PBAC (&) [37,38]

B B4 inf1 ik 4 B ¢ (Pharmaceutical Benefits Advisory Committee,
PBAC) *% 2022 # 3 * § = % & pegceetacoplan 2. PBS fcf' ¥ 3 Flg A 7
Tho R ANEFEA AT %Ejéﬂlzﬁ\- o RAF RIERIZ I ’F"‘" Bk X 'F i s
PBAC =t 2022 & 7 * { &7 5 2&3%# pegcetacoplan 7] » Section 100 Highly
Specialised Drugs Program » ;7% % C5 #r#|# & 7 & 7 @< e 4 PNH T
X

w2022 & 3% g FRORP &> A* £ 47 (cost-minimization analysis,
CMA) > # cohort-level Markov #3] » /i » ;5% 5 pegcetacoplan ~ /B i &
eculizumab » #-A|FH 5 4F (ZLXFHRE) > FTRPFLILEL > ER LA
éEﬁT(l)ﬁﬁ%mfn;a?QOSgﬂ/(2)ﬁ%ﬁ“£%ﬁt%>m5gﬂﬁ
(3) % &4 2 (4) = o fprchdedf PEGASUS #% 2 # i % » & &
$¥é ZEPRMES AN LELRASFE Y A \:f;;:]);q;r,:)gfi BT BJT A A ;3T
“@W%*PKM&B%%iﬂ%Q%%é%&ig&%i#iiﬁm$§5%o
PBAC #ﬂ D2z A el & A AeT

& v rﬁ’%iﬂ’%ﬁéj 2T ek R RERRGE R A F PR AR M
HBE

& HEHUBWIFHLIZE

® BEXHF PNHpA ™= & -t odpl » % @ &Rk RIT

® K ® % pegeetacoplan ip e A A T & A & Hlic 0 PBAC L5
PE AR

® 2 i5 ik EORTCQLQ-C30 (st * £4) » i A4 *
%> PNH -
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F]pt > PBAC & R F RZEREATA 7 Tdp i & PNH 281 7 L 5 e i T
T oo R * A K] it 4 47 (cost-minimization approach ) J& _fik 5 i tr GG 2
EREE - 1 g

® it/ ravulizumab 1% 3 b ¥ %

® pegcetacoplan #| £ B & i y5 PEGASUS 3#5% 48 i¥ #icdy |

® 7 B4~ F]ig * pegcetacoplan @ 0 mf’fﬁii\'%]ﬂ; T R A A
ERR - RN N

® i FlicRK AR AT (AR FE BT R F) BES A

Ve e

® AR $3t (approved ex-manufacturer price © AEMP) % L &£
A
® oo R & CSFrdl A & % hd ) B 4T o

B3t 2022 & 70 kT4 L& | (earlyre-entry) £ = ¥ 3> ¥ ik PBAC

23R % 2 ¥ ravulizumab £ 7 2 A dc] it 247 o PBAC %X 3%13 1 {8 cnf/k 255
Ay 0 B ¥ E 3R % pegeetacoplan j* ~ Section 100 Highly Specialised Drugs
Program (Authorlty Required) - * »>t 4 C5 #r4|H F B * B & % @ X 0 PNH =
A A e R e/ RIS SRR/ F (grandfather) # 7 e iE 2

WP 4T o
@ Ao iEiEAeT ol

® iR I8 A

® 7 iFw FlAiRE ¢ * i pegeetacoplan ;

® v5.3f 3 7 0 PNH granulocyte clone size>10% ;5 Jg * & Jf $4¢ 4 5
(C5) #r4®lichF B* &> ¥ 2 22 ER<I0Sg/L &¢d i ‘)Cﬂ‘%&?*‘}"l T
i A ¥ CS FrdlH 2

® R4t * pegeetacoplan jp A o g A &R ® BRI 14 CS el Al
BRI 3R o EANRRE AL DR ERAR FEAABRE

() Bk B AedF o o R - fﬁ PBS & e C5 Frd| & & & i@ * > 3+
43F ]

& i L,,g;fi_‘g';ﬁi?%ﬁ,r,)? «‘!—FPFQL/I’?%‘L"%%J'?EEH;T/]}}}%/\2‘%"#/\—"
B lma i e X ’*‘\Am‘*%ﬁi?&?*m@‘

® o RTFFE ‘%EW’E_ # PBS % ipr v Frud e Y o £ &

eEMTpAE I ()ERRE mjf;:%&/* - ¥ (Authorltyprescrlptlonform) ;

(2) iﬁﬁ, ;‘i)};_ s PBS %8¢ 34 # (Authority Application Form) » ¥ & /¢

/f‘/‘é\' z;;:é‘ i}@fi'? /r'}%fb-g‘ (V'{z“"*”‘&r/r}%‘*‘ g‘r# '/'r'}%) ; (3) fitll-‘_’

e é_ﬁ 4 PBS % & ¢ ;ﬁ-ﬁlﬂ? ) %Eﬂﬂu B % 5 5 H  (Product
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Information) » 3+ & & ¢ 3 F S A BT B 4 F oK TF Ol Ak
(vials) » /f % Services Australia & 1% o

® 4 /5% (Continuing Treatment)

® KA ¥ & U A7 450K 1% % (initial treatment criteria) ; & " #% G * &
Ji * % ©# (Grandfather treatment criteria) & < & PBS # 24 9
pegcetacoplan ;5% 5

® it LR REomYRA i A m AR

® pegcetacoplan 7 {782 PBS 4f 8450 C5 g #| & ¥ o

® (34 3F4.5% (Subsequent Continuing Treatment)

® iyt R#FLioH (First Continuing Treatment) 5 & R4}
7o 1% i (Return criteria) ;» 3% i PBS 4 P4 pegcetacoplan # 5755

O TP TR e E AR

® 7 {9 PBSAFRENCS Fedl M L B @ h o

3. NICE (# &) [39]

R R 7dE B & BRER 4 A%F7 7 F(The National Institute for Health and Care.
Excellence, NICE)** 2022 & 3 * % i Tf)f«‘ a2 (TATT8) »Zk i
3% (commercial arrangement ) T 5 F if i izi\ pegcetacoplan » if * 3t 3 b irrk
32 CS Frfldliofie NP MG LB RF L 2% g (PNH) = 4
Bitoo & R €4 TRA YR (pegasus #S)A T #T AW i % eculizumab i
F & s 4o pegeetacoplan e d A eipt 0 PNH o e 8 gk 2 @
eculizumab —‘ﬁ o d ** ravulizumab £ eculizumab T * $%i& 4p 17 > pegcetacoplan ¥+

*i¢ * ravulizumab s 7 § 5 S A A A hkfREcE o

B A2 445 5 3 ¥ cohort-level 4 ik # # (Markov) ﬁ‘_’ﬂ' v & %
w AR D (1) BFHE L 2 2h<I05gL (2) BFdae 2 b k=
105g/L~ (3) F & > 2 (4) 7= < H{A¥H L 45~ 52 itf'}“fu_ e
GHR S E A+ 3 B g ol k § PEGASUS 3% - #2%% 4 | & (ERG) 2
AECAlEH AR TR mE B ¢ (1) AREHFE s (chelation)
6 s dk PEGASUS 32548 2 By @ 25 run-in H #icdg 5 (2) L3 RE &p
cycle ] B4s > @ 2bcycle0 (HE2EFEF £v8) -

< J& pegeetacoplan ¥ ravulizumab 4% %4740 > B &2 ERG e # &
17— X &+ > pegcetacoplan 4p #*T eculizumab ¥ ravulizumab 32 5 o ¢ {

A MR ER A RFSRET P TEITES R R /%Jm EA SR A |

%3‘/{3}
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€ 57 & TRk B R AR S 3R 5 pegeetacoplan 4p 2% eculizumab £2 ravulizumab
3 & NHS = A»c g anf s » FER* 5% = 4 PNH -

4L FRPREG e
(1) SMC (@it ) [40]

FRte W #4 4 B ¢ (Scottish Medicines Consortium, SMC)*+ 2022 & 7 7 22>
232U AR R PNH /5% 23R ™ > ¥ pegeetacoplan * »t NHS é’fkﬁ;’"’ » B OH
R we o A ¥ Zv 74> % (Patient Access Scheme, PAS) » & &_% PAS # #
L AR B L MeiE T AR o

R &2+ A2 447 > #- pegeetacoplan 22 eculizumab/ravulizumab i& 7 v
o TRA 2}&1‘1 £ Xk p PEGASUS &5 » I B3k eculizumab £ ravulizumab 7./>
R PNH = 6 Jocdp o Bo24% 8 7 A 03] > ¢ 22 s @ Hb<10.5 g/dL ~ 7
ﬁi;iﬁ%]if Hble.Sg/dL\ E4 Jtﬁsr];u_e:’?« B REEKE e F A E N RER
£ ~4F B f(ronoverload) ~ 7 LE P EF B RE > FHIF L S & o EREK
REpch B 5 iRE P FFJc & 2 EORTC-QLQ-C30 F* % z,,\gm # 3 & EQ-5D-3L > ¥
TR ERRIKZBA S ISR et B o FF T %% BT AP eculizumab
ICER & % 376,078 # 43/QALY gained ; @ #p ﬁ@ﬁ? ravulizumab R 5 & & ¥ g4

(dominant) =35 R F 1% o

LR g & HRF AR D T 502 (1) PEGASUS 23 th A b ~ 3§
Bidp o SES H R EP (& eculizumab E 4Rt )W 16 ¥ 0 84 03] S0 R
T4 o (2)13K ravulizumab £ eculizumab F »xip & 5 % FE Tt o Q)i ok
B A BRI R B 8L L3 BB (DR LA
PP R S)HA R * PEGASUS "SR chis ¥ 5 o

B FEY RH G A T EA T A oBEIE S > SMC 25 Ff R &
B PR3 & Jc ' pegeetacoplan

5. RFFRAAM S

(1) #F> 2

(w,
W

~3F 2 * 2t 4% CRD/INAHTA/Cochrane/PubMed/Embase & + 7 #1 &
M 4o

"1 3] PICOS s JOR G52+ T40F 0 & kXS RATELH 52T 254

¥ (population ) ~ ;> = ;# (intervention ) ~ f > ¥ P& & (comparator ) ~ % % i £
ip % (outcome) % #7333+ = 2 (study design) » H F0F i FIL 4o
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Population paroxysmal nocturnal haemoglobinuria (PNH)
Intervention pegcetacoplan

Comparator A%

Outcome AK

Study design Cost-effectiveness analysis, cost-utility analysis,
cost-benefit analysis, cost-minimization analysis,

cost-consequence analysis, cost study

% fe + it 2. PICOS > # i CRD/INAHTA/Cochrane/PubMed/Embase % < )’%?
FLE 3t 2025 &# 8 5 p ik > 12 “paroxysmal nocturnal haemoglobinuria” -

a- 24

“pegcetacoplan”ii 5 B 42 F B (THOH o HOF Lo R e = o
2) #FEE%

B HOE R TR FARARRAL BABRE > TR RS
PICOS #f 2% it o 11T f &3P o * AR 5

H&mlf4@mmumumnmmﬁﬁg%£ﬁ% SR S EE =
Vg pegcetacoplan £ ravulizumab * %75 PNH chs Asx g o #03] ¢ 7 hik B
A (1) * Z#mw ® Hb<105g/dL ~ (2) # Z#Hx ® Hb>10.5g/dL £ (3)
TR ﬁiaa = (Hb <10.5 g/dL) » #-3) F pF BE R '— 7= gk gk ik (absorbing’
state of death) | » 3= H 3 H 5 4 3F o Frre g Bk p PEGASUS 5 ; ravulizumab »
‘J 'FAFX 27 eculizumab % 2% (& 302 7 ¥ M%) 0 =~ A f#d ZEH - ﬁ%]nl .
BI~dd ZEDP B el B RAR L Rl B o AR FITRFK
T n 3.5% T BT X R o FAA L 75 T 4p > ravulizumab > pegeetacoplan
H#4e 1.75 B QALY gained ® & 74 251,510 4% > 5 E G ¥ B$ 5 5
NI ’]fﬁ_%.gia»z A AR M T s F B 2 %5 A 10,000 B4 /QALY
gained f & » A 52 = A2 F #F 5 100% o

Di Matteo % 4 (2024) [69] & = | B 7f# 2 PRI%* % ki(Servizio Sanitario
Nazionale > SSN)ELEL > # § 7 & #-7]3% % pegcetacoplan #p #.> eculizumab -
ravulizumab >t ;5% PNH eh= A223 o PNH AP B ki & 7 4 ﬁfﬁﬁ%] w F
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