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2. PNHclone =/} 2 > &= 2 p>10% -
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PBAC (;£) ZE kR M 10.5g/dL) 0 & EF 2 T4 CS A7 R e &
EEE RN R
4. B E 41 * pegeetacoplan ipfr w0 ¢ dE T - f4 CS5 AT
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Agency for Drugs and Technologies in Health)/pCODR (pan-Canadian Oncology Drug Review) p %
B 113 E57 1 p4= &% CDA-AMC ;

PBAC % Pharmaceutical Benefits Advisory Committee % 5- %6 7539 £ f € N

NICE % National Institute for Health and Care Excellence B 7i& & T R & § 4357 7 Ix mﬂﬁ?, o

T ! CDA-AMC % Canada’s Drug Agency *c £ ~ % &2 FRAp =6 $4aiE s CADTH (Canadian
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F A~ {4 % f e PIGA (phosphatidylinositol glycan class A, PIGA) & F| % %3
Ao chig s 53 m% B oB[13] 0 23R PNHE2 $ 955 100§ 4 ¢ § 159 o -
< SO A G030 3 40 K2 0 4 G o Hestd % PNH B (4] - 1245 672 4w
MEAEEF 2025 # 6 " F ifﬁﬁiifﬁfﬁ?ﬁ Szt A ko o £ 3 2025 & 6 7 30
i AEPNHA % 157 4 2 »= 31 4[5]

PNH hfpf i 54 A ¥ HRAP RFep i R ~ F 0k~ 2 d /s
S fiFS R SRR B FIE A EHOR 0 R R A AR ~ 8
R P S A B E E R3] o PNH AR B s § 304 R A MR (B
Gort SOFEE R F ) BOF ~ BE # AR 2 51> (thrombosis) A= b 3 4
[6] -
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PNH 3l4z e 275 5 PNH & & F &% L @ g x[7] 0 5 40% PNH«‘}}%
A €3 4 5 4> (thromboembolism, TE) [4] > % PNH i b & R F (it 40
267%)[2] - At v R T Ao > RpH 1 2017 & 6 7 5 P ®*% PNH %
&k LR & 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) 7 AR B 0 R 0 9 30
I A5%:h 4 € AT e BeE A2 R 0 BMF[10]0 B £ RV AU R ~ £k i o
¢ 5 (cytopenias ) FIBE el 2 2 L (aplastlc anemia, AA ) » i
Loend B 4 R ¥ 55 &8 (myelodysplastic syndromes, MDS ) [3] -

2. PNH T/ 4 %
15 4 T Rk fop A2 PNH # 4 5 = #1[11] :

(1) £ 3] PNH (classicPNH) : & 7 &  p /3 & (intravascular hemolysis) i@
JeAR 0 drde sk o w TR 5 e (reticulocytosis ) ~ i A L & fF (Lactate
dehydrogenase, LDH ) Jk & {0 #%% = % (indirectbilirubin) R 2 ¥ 2 % »
2 i ok % & 39 (haptoglobin) k& £ % M7 > 23 BMF ik

RARB R R BIR RN o PR a B A R e L1 ¥ A RTE
¥ oAl i o & 22 e Al £ ¥ (nonrandom karyotypic abnormalities ) e PNH
clone ~ /] i F>50%[13] « £ 4] PNH ehisfg = 58 12 & 45 15 2 2 4f R dr ]
AL A [14] o

(2) @S BMF s PNH : 2t 45 4 § % s iRk foAp MR S T s B 0 > P v i
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 m«)%‘[14]

(3) % T=4 PNH (subclinical PNH, PNH-sc ) © ¢#* #f i 4 AL TRE SR R E
FEyg o Ra o Bl e ik (flow cytometry ) A\ﬂ}‘r VOUKRIT] S EPEA
Bk P e dop% 4y € k-9 (glycosyl phosphatidylinositol-anchored proteins, GPI-
APs) Pk 2 chig & me o I ffk PNH # 22 BMF 4p B > #5 9] & AA > & MDS
2 33 ot 73] ¢ o PNH clone =+ /] i % <20%[13] « Fl& 4k > * F 4%

* PNHclone * /] 3 &it w2 @ » X PNH #5822 ¢ § w2 vt H|[12] o

b GPI Fov f FH-HE R Fart bl kAo [4]

¢ {245 FAB (French American British, FAB) 4 # & 3 &R 3k ¢ R4piw% (blasts) i » b
2o ket R E R ¥ BHGEF A8 RMDS A L 53] Es ) B (Refractory Anemia,
RA )~ #in3 2 p n AR % w2 3 5 (Refractory Anemia with ringed sideroblast, RARS ) ~
Eiad] g T A e i 5 (Refractory Anemia with excess of blast, RAEB) ~ ¥fipf fai i
B di-imve 3 % g% 3% 7] (Refractory Anemia with excess of blast in transformation, RAEB-T ) ~ $ 1%
B H 3k {40 o 5 (Chronic Myelomonocytic Leukemia, CMML) [15] -
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e o R Ry ZORIE_E B = & 4] PNH[14] -
PNH 532 § 232 %7
PNH # Flid w fxw2 P X 4 J §8 ) (7 PIGA A F)3 24 28 53l4» xRk w

£ GPI-APs » GPI-APs £~ fi#-fic> 8 Jov [ B %3 im"e 904 3 esb i » 2
¢ 32 € & 3 88 (complement) 933 & F=v » 4o CD55 4o CD59 o iz x TRk £

B v BE o W RE T ORISEUE K St o A 38R L[4, 11, 17] o

L% PNH 2 & B fwe R RFE: > U ic iR % #o ko 45

GPI-APS i £ 5 #7:8% F 5% & %% PNHclone % /| § % 3 4o i %ﬁiF'(izr'ILDH‘
Mg Rpid HERL SR PR S 0 © %L TR AR EF B3]

4.

PNH ;& =& 3%

PNH s i &8 & 2L F k2 ~ B i 2 7 'w% # 48 (allogeneic

hematopoietic stem cell transplantation, allo-HSCT ) » o4 #8441 #| (complement
factor inhibitors ) [18] e H ¥ » L ¥ giz ¢ 2 v PRABHAT L ~ 3w 3 (TH T
S S ﬁ%i CHETER o~ RIS R R e o R ML IR
# 1 % PNH v - SRR SER SR TEBEEF RS FF @ F TR
g B & BMF ﬁﬁrzr}ﬁa Ao el B OBRE AA T VY A i b LR

(human leukocyte antigen, HLA ) 7 fie 4§ p¥ ﬁ Bk MDS -~ B w IR R

(cytopenia ) » 2% ¥+4F $84E ¥ ;% ( complement-targeted therapies ) # »% » & & j*
Y17 AR 0 A [2, 19, 20] -

ARGl Al * v A PNH s 4 > PNH A H 8 St iy #5 7 & Bl4c Bl -

[21] o Fp A M Pr 4| MR 2 P> ¥ A 5 R :EA 1 (terminal complement) Fr

F#13 (CS 4 R Fr4]3 ) friTz84 48 (proximal complement) #r4]# (& 7 C3 #r

#14) ~ Factor D ~ Factor B #r4/#] ) [22] °

’L
/J

#

PNH 4 %% %13 C5 #f~4#3i2 5 2 PNH /5 cnd 2 ¥e 8L > 5] C5 22 5 47 18
RZBARIE (G R EFZ ~F0R) X R4l C5 AT RPrd & A & 3

X F N Bm T ML kR BES AT @ 7 eculizumab - ravulizumab -

crovalimab ~ pozelimab % cemidiseran[19] -

CS AT R 3| #) ¥ 1L 8T R shAF REBL /T 8@ 5 & ¢ P 7% o (intravascular

AR AT AR LR R RIS ] - k5 Fd % iE 52 (Classical )~ & % (Lectin)

% *%,l‘ (Altematlve) __7f§_x¢,{2_,§.t§h £¢L1¢4 &U p :‘rl;,,"_f.lL C3 3»‘7 s ﬁ}’ 4 B " ”}IW e #
e C3b fritsgs L e Clar"gieidit C5 Fv »itm 2532 5 BH 3P Himve m%xz?a}a &4

( 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] > 5142 g *Hi3 n (extravascular hemolysis, EVH ) o F]pt » W&
et CS AMPrFIRIAR L > 10§ 5 25%p 4 FIHEFF P bk n AL
e FN TR AT s T Eﬂ%ﬁ”'?ﬁ FlF & 5T - e BE[19,23]0 B W AH T
AR I B 2 4E

(1) Factor D #r+#/#)| : danicopan ~ vemircopan °
(2) Factor B #r+4/# : 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]

izt MAC (Membrane attack complex) 5 %345 & 4 > A B4R % Soenz AT M2 /2357 2 4 5/4F &
Poo B EF R LB a9 2 - 0 U F U A fRDin e cnlm e WU E A5 S g B R B BT e il

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

*FD (FactorD) A ivip o @ »tpadsrb i f A28 C3 % & ehFactorB > A5 C3 #& i+ fi¥ C3(H20)Bb ; ~

£ 7 % f% & amplification loop F§ & C3b % & ¢ Factor B» A= C3 #& = C3bBb- 22 £ % v C3b {r
C3a[25]

**FB (Factor B) /51 Factor D 2 f#i5 > # Bb Iy A € &2 C3b % & » 352 C3 & it f#[26] o

*Akgr o #F 5. 12 & (European Medicine Agency, EMA)*t 2015 # 3 * €& 7 PNH ¢ HDA - &% 5 ¥
LDH #* & 4gr % ' Ueh 15 B F 2 ppEFORI S - B8 S ik ¢ 2m3 - ¥ 8 k9 o

R AR A (ke <10gdD)s A B B E i (dra 27 ) B ok FIEERA 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™ e RS i 1T 5 (effectors) hA& 2 > #74] EVH {e IVH 2% [27] - &
Falk frizm RFLAREEFFREPALZTET FLARD I BP 2
B R o FERTEARES o hLFHERFL 2F kg (Paroxysmal
nocturnal hemoglobmurla, PNH) &= 4 g hog 28] gt = e 1 f { g PR AN
BaES - A CSAH ISR o %ii—‘)%f AL mffx °

T %39 WHOATC % #5#5 > & % % 5 pegcetacoplan 2. ATC % #5#5 5 L04AJ03»
ATC /w\z»F' 55 7 #% 5 TLO4AT | 4% %4+ (Complement inhibitors ) - ATC # 7
B ZTLO4AT ot - » 3k 2o £ 3 11 38 & &= &> ¢ 7 eculizumab-ravulizumab~
pegcetacoplan( # % # 5. )~sutimlimab~avacopan-zilucoplan~crovalimab~iptacopan~

danicopan -~ vilobelimab % pozelimab[29] -

SHLIEHINSSEEFRE (VT REOFE) (0K FREH
ST E L) ETE 0 L ATC 75 TLO4AT | 38 » T 94:nsd e it 5 T Rz o
AE 7 AV s B4 “/]E £ 4§03 = & » ¢ % eculizumab ~ ravulizumab -
crovalimab - iptacopan % danicopan o 4 i g#4d % B 2% fog 5 & TPNH, &
WREEMZET B~ HEAR S I A 2 A[30]

YhpgaEE L Tagn 3%-‘%‘%7?3!‘?‘){45 ik Bl  FELH (2025 #
5% 23 p L FT) i * Y00k PNH 22 2 5.2 4 & 2 eculizumab ~ crovalimab ~

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

A g

=

iflFne LR REE (TR ) (R F5E
P i%@%%%%%%dwgaidﬁﬁjww%d%»’ "
o AR ETEFE R L R o T RS P FERUE R

.

s

¥oF

~ %
\m
u\;

N
+ Z

P
s

4«

B
5

JEZ. #E.A L > B % eculizumab % ravulizumab Yz ?‘- SRR B RaE o, B LY
i T 4% - [32,33] © Eculizumab % ravulizumab i %% 1 i B&E %; F#
EORPESE) R . e Y *'? fj\}fr. v B 2B R L L CS5ARIrdA o R 0 A
FPHEEFLZEY SCHRL - BCSAMPrd B R b ARl g2 mﬂ‘ % 2. PNH
= A T b FCH g 4 ‘ﬁ ¥ eculizumab % ravulizumab ¥ % fp e o

AFLFE ST D EERERF IR ERE B 7S 3 - WHO ATC » 4748
ﬂﬂﬁ?ﬁﬁﬁ‘%iﬁﬁﬁhéﬁi%%$@%%’&ﬁ$$9%%a,m;
A RY & SLiT=B 40 & iptacopan % danicopan £ & % % . pegcetacoplan £ ApiTi5
o M ERFELLZ -

b
I

CEARERE G PTIeR 2 F5[29,31]
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ATC » 5575 Hi+x7 | EFERF
N F=2F 7 3 e A3
s CAETARE L g
WABREER TR R YT R
WA AETINE LA 2 B ik
HIL T2 g e (2025 # 5% 23
L04AJ03 i s }M_ v
P s 3 % 1141414668 5. = | 54 el W e ?‘
Pegcetacoplan | | ) yER G g’
(rgEs) | D0 mg/mL
R LEREREFL EE A
(Paroxysmal nocturnal
hemoglobinuria » PNH) = 4 e
R L FE MR P L 2 R
LO4AJO8 o R EE LT fe 200 | A A
: (PNH) ! 3% & & § »  (hemolytic | % % ) -
ptacopan anemia) s 4 s 4 - mg/cap | T
i * % i¥ % Ravulizumab &
: . v 50
Eculizumab % 4c 4 > J5F A
. : : I mg/tab |
L04AJ09 Ravulizumab # Eculizumab & /¢ 2 (e A Y
~ . ol SN L
Danicopan f/?‘ ™ iy ’ﬁ /% n Fl)‘ 5 (hemolytlc 100 "]Ii\‘
anemia) 2. "L 1 R B 2 F R
‘ mg/tab
(PNH) % * 7 £

= S RRETEREL (% ‘i’)flé‘i‘”/ﬁﬁ‘fﬁﬁ )

A3F 4 3 & 4% CDA-AMC ~ PBAC % NICE 2z %5},%‘»‘7}1%;1:1; Lz L‘i";ﬁiﬁ
HE2ZFTHIARTERH B F ol 1 $3% 5 e 4R & & Cochrane/PubMed/Embase
TR U RL R FRPRE R R HERE PN RAL B

i FLp Y
CDA-AMC

32023 F 4 0 4 o
(J-'\:i"\) v
PBAC (i#i) 022 E3 02 T A2 o
NICE (# &) 202230 9p o

i I e BR . 3 >p L P 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

i1 SMC 3 Scottish Medicines Consortium &1 if # 4 4 | § cg® o
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(- ) CDA-AMC (*4c £ = ) [34]

£32025& 7% 29p 513 CDA-AMC % | 42 ~ B 4253 pegeetacoplan
BE-FEAFTIPM 2T RIRL 202023 & 4 8 224 [34] 0 £ BAEEOTS o

I BER2 pHiEE

CDA-AMC #23:x 7 if i+ & i pegcetacoplan * %75 B T4 CS AT Ir4 13 F &
7 R_g ;i,énn‘]‘,\mPNHG\’\I{is 1° a‘é ..~|3—»Ifjl’;0¢|i'£1f'z\*E .

%= ~ CDA-AMC # 2 pegcetacoplan 4 1 if 2

:}?3 ZV% L PNH &3 & oy ifid !

(1 }?3 AR CSAHMIrd|RISHKw » FRecbroxER3P @
* C5 4 e+ & (4c : eculizumab £ ravulizumab ) 24505 £

@ 4 A AT

A2 4 o e e B E 1k e g an
e A e v @ CSAMPrPI AR Ll 2F kAR I MY 10.5gdL,
’ P e gt EVH o chR 5]
B. #C5A WP R s A2 BEMI D L o
(3674051 ) RpTRshr & 725 CS A MIrH I B e THE LRI S
61 " » A4 Boiz®f s 4 AF & #& X pegeetacoplan ip f e 2 o
L | VOPRE S R H ik PNH 2 B i A A A o
> (St i4p 31 ] 325 o ¢ iRk sc o/ BT - ip 0 T g f i % 30
' AP B F pedp ikt o o & EFIRA R L o
;1 WP e S NN PNH 22 B & 48 #8 e 4 |

A | (D) fed &5 oo PNH 5 i i 2 5 P B 2 R
Q)% R AR 43k 2 R e AR L B R Co

i
W 2 A A R % oL 0
e B EDEL S 0.9% o

2. EHRLHLS (Foedna)

P A g it 3 PNH e # * eculizumab # ravulizumab ;2

e ’,f ToA 43Rt B R il IR L 4F pegeetacoplan & * H is A8 R A 2L R vko B P fhA &
5 7 "% T C5 AT R P A /r-}%‘ﬁ”l"ﬂ BL} %i(m/aﬂ_&‘ﬁ 1:2‘!#;\22 i‘j #ﬁmfﬁﬁ ) 122
I 4 JE_CS5 4& HFr 4 F & 4% T pegceetacoplan PF > 4 3F i e PFEH * C5 4 ’é‘*"#ﬂ’ﬁ?'léfﬂl v 4 s e
* 9 35 4 pegceetacoplan i5fy o XA B W % 7 eculizumab *t > B s AF WP B R Y AF T
T e o
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Bts o G AR F B 8 FFE 2 EVH ) o

I I RS CE N %ﬁ%’%ﬁééﬁﬁﬁ (PEGASUS) ¢ % &7 » $150 &
% eculizumab 5% 16 7 3 TRA A F o gk 2 EVH 9 PNH I AP
¢ * eculizumab - pegcetacoplan B RIS ERAE dol S P EF Y B
R sk kR 0 2 REELEE S

Bi % F T R R oomizdl IVH 8% BVHS B> o B0 & % by § 4
R LR F et FE T e o e < #FP % R4 B ¢ (Canadian Drug Expert
Committee, CDEC ) 3% 5 pegcetacoplan ;% &_7 RN P R A T
e /ﬁﬁm pl

1 & %4 55 & pegeetacoplan £ F vt 2 P 1 eculizumab ; ravulizumab
AL A AP 2T 5 e F] PEGASUS 25k 424 PF > & & ;% B~ {7 ravulizumab °

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

(1) PEGASUS #5%

A. TVH #4] ¢ & ¢ PEGASUS #% A # # pegcetacoplan 2 LDH jk & (IVH
itk e ) 2 % 3% eculizumab 0 T fRAE R RV GE G R ERE T
pegcetacoplan it 3 ¥ % (0 [VH #5241 -

B. R¥ &4 E&F  PEGASUS :#5% % % & o1 > pegcetacoplan ¥ % 3
BARRE 2 & F 0 2R M KGR (7 i 2 (superiority ) & 0 &% 7 )
e §ihk & RIE P o pegeetacoplan io i ¥t n B E R T 0k A ¥ o ¢ L
SEHRE RA D AR o 2 SRR B A 0 S

C. EVH & * : PEGASUS #5% % % ¥+ > pegcetacoplan /o ¥ &> EVH » 2
ORI TR o % P R I 2 3k (absolute
reticulocyte count, ARC )z* #ic s pegcetacoplan # % ** eculizumab 2. F? £ %

D. & rxk k'UL : PEGASUS it # 385% 5 % B > pegeetacoplan J #x ¥
%%4M$’Wéﬂﬁﬂ*ziuiiﬁmnmw@4q,4ggx@gﬁ
EPLE bl REEAFEF oD T A ’F FENCS ) S s S

TERIE BTk S5 o gt oh o 2 W M RER L 2R b M REER R T AR B

ﬂL—k

"ARC % oA B ¥ EVH hE & 2 $ 45482 - (ARC 2120 x 10%L) [35] -
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pegcetacoplan % eculizumab 7 16 1¥ {5 c4p 5 »% 5 4o F 2EREHN I 0 2 L
-+ 3 71+ (confoundings ) enip ] > ¥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 i#ﬂ #% ( FACIT-Fatigue, LASA, EORTC
QLQ-C30 & £ &) ML ik% > ¥ ¥ 5t M pegcetacoplan o

F. FRa4: "]%J & *U(censoring ) ¥ 3% + & Hedpdt 4 0 A & Fondp ik (i

*'% ERBL) 2 an\:}%’* AR RAFT SR Y A R IEE censoring HP
(censoringrules) > &2 1 & A 475 % - R H 4 % B pedp R irFs UL o

G. Higfr S E s R 1‘?#“‘% 2 A AR #3’4*‘5:”&’5‘? MR IR iR - 3R e
BRI A 4~ 4F eculizumab @& i @ X S A o 2 TR B RGL e M EHEH (LG
> ficeEculizumab 4230 5 - B3 R &2 Mg L 5o HE E A IR e
EHPFRE R R ofooidpih s RENERA L BB £ Rk 40k
A% i (breakthrough hemolysis, BTH) '~ ¥ 7% & ~ & 2252 » fc# 4 PNH
HE RN A

2) F#E v —i#* PEGASUS #Z% m}?a AR gy (rf i pegeetacoplan &2
eculizumab v ALXN 3# 5% £ 4 # & (vt # ravulizumab {r eculizumab )
BT T R R A R

A. } anchored MAIC # & A & 2 B € & »c g2 + F]F (effect modifiers) @ w =
FOEASEE L 0 DS 2RT]F ARKAD G AHFLR -

B. 2AF&%KXFE 37 R UBIFIFRE VDR EERT 2 &2

C. 9% 2 BRHAFFHNLE P LG REZPENTHAF > & F

pegceetacoplan 2 ravulizumab ep 5 2x b % £ 5 A FE R o

5. Huefekafiaripkt £

A

Pegcetacoplan 5 f T = 5 PNH Jj 4 ehz 8% & > i * 20 e & CS A H
Frd| ok o e 1“3 FMHan (Fied EVH 3l4=2) ¥ C5 4 f4rd) 3 & 2
firp % X A -PEGASUS ;%556% X SR E f AT —‘ﬁ » FlUt k7 5 7 £ 4F pegcetacoplan
T5 % - %o

4%t pegcetacoplan & &7 & i A EZwd % h C5HRPrHH - 2k &

¢ CDEC 32 7 FACIT-Fatigue, LASA, EORTC QLQ-C30 & 4 7% i+ ~ 7 2t ~ ok A E &
PNH s 4 @ Ahdy il > Flot ') 0 SHigit & & % 0 9 I andgss o

M BTH 3 #d& 5 4 88 v 375 <0 PNH i A A A T RSy T A AT AT
it % BTH % 24 o # ¢ ! eculizumab ~ crovalimab - pegcetacoplan ;5% = » BTH6 B * p m’:ﬁ‘
4 %% %5103 15% ; @ ravulizumab - iptacopan ~ danicopan B & C5 4 #8$rd|& ok ™ - 3
45 M 5% @ BTH hi "G 220 A e B> A B S AL sl a1 5 7 & & i
% pesi 4 1 ¥ L[36] -
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Tk T 7@%‘3%}?‘5 AR F R AR s GBI B o e
MAEFLEET P& T AFH LAY pegeetacoplan 6 0 17 F FH P
By ﬁgji ER L IR ) WL SUREY

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

£33 2025 # 7 % 29 p 21k >3 PBAC 2B F 7 o 4~ MaEs
"pegcetacoplan ;> AE2 B A RAPBM 2 ERFEL > AW G 2022830 2 &
70 g RAER > EEEEOTE o

2022 &30 a2 g RIF &Y 0 PBAC 3u 5 BE AR IRdp o) Pegcetacoplan
to g3t eculizumab § FSNEE m R H R F o Y BRI SR
%?i’ﬁ/zpllpg\.ﬂ\ I.&’* LZL;;’i‘}i)\é/\l’j

W02 T N2 GHRFRY  FLRM R LATRILELS o AR
R W AT R R > F 2 ravulizumab & & $ ] it (cost-minimization)
AR AR B RS A ARIE 0 Tt aZ 3R pegeetacoplan K * 3
B T4t eculizumab # ravulizumab i5f F 53 K& & 5w % 0 PNH & £ 4
EREHE Rk T

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

TREIT A R
(1) R % @ 7] PNH # % i pegcetacoplan ;o °
(2) PNHclone =/ 1 > = B % p>10%
otk (3) %t C5 4 %8+ (eculizumab 2 ravulizumab) * & # Q(L =2k
- f B M+ 10.5 g/dL ) & VR I CS AR IR R 2 AR 2 ffﬁ Ao
s 2 . .
(4) fR 4 * pegeetacoplan jo W 0 X T 0~ A C5 A R4 A|
R iE 3B x/% AFFRET & ZAL D LA BY L CS5 A Prd
A o
(5) ok B hepE - 8 PBS & CS A MPr4| & & H g 43F o
;: (1) & &PRAz4eX 1 iE 2 > &% i PBS % i pegcetacoplan ;% PNH
o, | (@ A g PBS HihCSA I IR L H i
%=
B (D)ptFe BEF AT S v (rotum) B 2 Bt iF T 2% PBS
K % mj\?}?%rﬁ/r'fﬁ‘ YR
iEi* | (2) &i¢ * pegeetacoplan oyt 0 i TeA L st S op A ERURE
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(3) i # it 82 PBS 6+ en C5 AT MrH 4| & B g * o

TR EHEAET CS #’P%J”\"Jfﬂ"* o

(1) #>MRE H > ¥ p PBS %5 H 2 pegeetacoplan # 4% 1 eculizumab ( 7 3 )
£)

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

I B A ~FRE AR 2WHEDR Ldg Tk pw e G CSATREFrIH)
Tk s A AE Roen g R F]p pegeetacoplan ZoJp 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

e
Y e

Eculizumab £ ravulizumab % i § 0%+ & Flpwd A3 His ¥ 5 C5
SR T e P R ﬁm%’F”PML%ﬁ’%&F@Z#’Wgﬁﬁ

i# * eculizumab ¥ ravulizumab -

\F‘b

4. TREFEREERY

(1) PBAC #F 4 1 & %) PEGASUS #5% » 2% 5 pegcetacoplan # = ¥ ﬁuﬂi%]i Sk
Z oy e H g f TERMPFEEFRSL - blicF e ERT FyaE
pegoetacoplan i & % 48 PF 0 B T3% A T AL o gt Bluk i
% 16 ¥ e184.5% o

(2) #¥5% T pegeetacoplan F F *t:c ¥ &l PLu’? Fitk L p o x gyt
LW Rpdpth (it eed 3FSF) 2o & F7¥ﬁ°i5§ﬁ§
pegcetacoplan £ H Fek #icdy B 7 %»B* B fo B18 > Tt Ap ¥t CS AT #Y
Fra| Henh B HATILUITER o AT AT F A PBAC Rk
pegcetacoplan 7% ¥ »T*t eculizumab chy LA & L ehr o

3) & "i?’_%}ﬁ K he 23 i ik e v (cross-over ) o HP N0 pegeetacoplan E3F 4 R § T

An ¥ A Ekiz®E a0 PBAC F,\;a d AT RER T X ?;f:i—'k AL HppE R

¢ * eculizumab I £ Tk s 0 Flpt i {72 eculizumab % >t

HFER > Tl M EHRA 5 F 28 ecuhzumab M2 AE R o L R €
p,u:‘; 22 o 42 eculizumab EZ% (TRIUMPH ) g+t » pegeetacoplan e13 4 %%
2 eculizumab 4p o2 > F]P A F AR EE G A A 0 B Ao

(4) PBAC %5 PEGASUS @5 {- 302 #2% 7 MAIC 5 & fc € hiFh &> Flt &
2 AT e R e S A2 R s L ¥ A R PEGASUS 2#
B 5 11 Ee % eculizumab o v R A S RF R Y@m}fs Aosom 302 EEk
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Fit Rl LDH ERBET 187 Wa FHEF 2 ARRERFAYH
#ei o e 302 é?"%éé—*ﬁ*ﬁ -2 PEGASUS % i * i o 4 I & R -
2 g F4F 2 PEGASUS 3#% ¢ cculizumab o u3s @ * o HHE 0 A
302 35k 6 HEHE -

(=) NICE (# &) [39]

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

. BHEH

NICE £ 3% #- pegcetacoplan % /i # >80 T @ % C5 4 Myr4|H 1T > 3 B2
GG ok n PNH 4t o RS R » S HFRBP &P £ T
(commercial arrangement ) *# § (simple discount) #% i~ » % 5. -

2. R HEA

P PNH 058 & 35 C5 4 88 4r & > 54 eculizumab §r ravulizumab - 74
]95 B /P}%F&]$#$é§4'$ﬁaﬁ B R % A | kT %QF‘T s AT A
* eculizumab P& 7§ a S 4 o pegeetacoplan e e H ok % ,f;ﬂ}: 22 PNH
w R Bk o fh o 4 ravulizumab ¥ eculizumab % *1‘#—‘;’2’ T 4] 229 4p
iz > 7F 4 pegcetacoplan ¥t * ravulizumab FF {7 G i dps 4 2 G AR O o ¥
Wit C5ATRPrFIRPFTG o X pru » pegeetacoplan m}é‘ & It
= & 43" ravulizumab ¥ eculizumab > F]p* NICE &3k 53 » & o

A e

1“"

W
\\\Xr
ole
et

P A PNH eh/a i35 # ¢ 7 eculizumab £ ravulizumabe £ f €335 A K ¥ &t
€3 L% - ¢ * ravulizumab > F]H % ZAp & 14T eculizumab > # B i JI4 o

G CSATREFr4IH e ¥ A tgeE i PNH e g f 450 304 5 4 fde® C5
AR RS me TS EVH # M mpk o 2 > FRRF A
pegcetacoplan fhE_f= 5 * 3t T3t C5 A HIrHIHISH L > 3 B 8003 Ba
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 RSk AR T KT NHS fok ¥ it 85 pegeetacoplan i 5%
Bo¥ AR €3t LEKY PLNTE S TR F K 105g/dL"13¥”«1?f<
BRdp R PNH s A Tt dek 00 0 R AR S B A
RERABARAINGT L LR L RRFHE L DTRNIEE S é
#c e NHS 32 eculizumab # ravulizumab jpf #6 17§ Fak e & 0 ]t
WREET ML B ROTRE T A o

(2) et pcim RRE @ * PEGASUS 2% s 4 K s #icdp( v #pegeetacoplan
£ eculizumab ){r 302 3% e 4 # & #cdp(+ #ravulizumab - eculizumab )
77 anchored MAIC » fe i3 25738 % § RANENER LB » o §h iF
ER o BREF DR 2 F o bR E | s SRR T N
FlE & el 0 7]+ (dr: i e B8 EL Q) ART REFRH 22 K
o Flpt e R R G B TR SRRy e

(3) Ravulizumab ¥ eculizumab #p ¥+7 »xit #i : 302 3% T > 2 A0 & & F_
= & p2dp ¥ > ravulizumab 327 % 3% eculizumab ; ® NICE » § *" =R 4F 2
P ¥ %2 > ravulizumab £ eculizumab i rc % 2 Ap iy o A B €3G
ravulizumab &_eculizumab 1 % 25 %% & (re-engineered form ) » 2 * ad i
%ﬁiﬁéﬁw(kﬁﬁﬁ@9%U°iﬁg*&ﬁ’ﬂﬂﬁm%ﬁ
PEGASUS 2% *# ¢ ravulizumab £? eculizumab B »c4p % > 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 % — B d NHS England 7 &% % % it %5}%5‘@ AoOBREF - SEE AT
# %””?1}?‘ TR RTTIAR 0 A PNHp AR EF Y ~ 8 & chin R & RE[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. 3 Admd

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 e 4 # 0 F §2® v b ic @
\i‘uﬁﬂm AL R el B RRR PR E L REERAL A
B 4 dig o fr ARC 3+ #cec £ 35 pegeetacoplan % % *% eculizumab ; X & >
ﬁ*LML&&%W%i%;kﬁﬁﬁ’f LK ie— 4 % FACIT-F 4 #icie 7 7
Tt 4 AETE B M R Rt TRt o Lk ik

% ¥ 3T pegeetacoplan e

(b) AR

L ,’ PEGASUS i#Z%th A8 | & ZH 3N ITE RV A4 he vkl
d 7 i (blinded) ¢ & F % 3 &7~ 47 o
I1. /r)ﬁ?‘ 7 4 ¥ en¥ o~ ¥ (run-in period ) » pegcetacoplan 3 £2 eculizumab & & 45
» BT A i N iE % IR 3E (selectionbias ) > e Flig o A vt RS fais
z%@iﬁ%%o
m.%%@ﬁwﬁ@é16ﬁ’%*&ﬁﬁ%ﬁ$%@@@’?bﬁgwéﬂw
b TR AP B Bcdy ﬁ?l B FRFBE R MR G R 32 A
PR e B A5V T E 8 enficdp 82 BF T 0 pegeetacoplan i pxF ‘a‘_:}?:_L % 48 ik > i
ws;g - H R E 2PFHR
(c) CXFY RAY PR RTG E vy B : pegcetacoplan £
;’) TRE R mt’ > #cp® ~ FH X eculizumab & E & 3 F 2 i’t 900 mg £Fups 4 1
GliE ~THLDH kA R M 5 =% % & &9 (haptoglobin )k A #.(0.144
g/Lvs. 0.125 g/L)~ & XEL " 4 :'Eﬁ%]nl SR A v BRI o T A PSR
;-

(d) #% ¢ § 30%3% 4 & * 1 eculizumab M E F 0 7 H P 7 M E 7 im0
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FAIT R PV R m}l;‘s A%

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

(f) B = I & pegeetacoplan £ ravulizumab 12 $& ¢ 0 FRtt i B 4% 5 anchored
MAIC % % » ¥ 3K ravulizumab ¥ eculizumab F #p e f #c o b ¢b > 2 38 4+
7 e i A 33 17 e ravulizumab £ eculizumab % III #f 7 7 |43 £ 3+
PBRR B & F A (European Medicines Agency, EMA ) 77 23t 2 —‘ﬁ i®
FESFIAR o F R ERK o

E. HufpkdFiriphl 4 €

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

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

7] PICOS #adbHi5it » i F S L AN RITELGiEET 2 A
2 (populat1on) sy % (intervention ) ~ st ¥t PR 5 (comparator ) ~ s £
;fﬂ #% (outcome) % #7322 2 (study design) > H HF i i FraZheT ¢

Population PoriE g RF L 2 F kg (PNH) s 4 i A
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 ) ~ % st =
e w AR (systematic review, SR) Tt & 4~ 7 (meta-analysis,
MA )

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

# 8% 1p i » 12 [paroxysmal 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 £ F# o R EAF TR - £ 193] 03 LK - KEELRHE
WA FRGE 0 P PICOS 3 # b F ST B R v s 2
TR A RN 65 ¢ RR[43-47,49] c ip 2 FRE BB LR LR
#t FACIT-F £ %‘——L/T§§iﬂ4f e ho B pr SHP R 4R
PEGASUS i ip b 2 < k> @ 3 14530 BRm 2 R[46] 1 £ 2 p &A= k2A
14710 1 & 5 ¥ JIFACITF % oL3EP Lumz EEIT SN ETY }ML '
ZRBeanE 64470 1 K 5 PEGASUS B2V iv £ 8 T 48 ik 2 385k & % [45] 5
o 3 AF3Hic R Ho Al PNH #4r 2 k silbw i < gr[49] » F1A4R 2 P e—ﬂa*zéé
AEFERAAM AL ST Z EERRERL e & Ao 1R
PEGASUS # af £ 352 3 § 5 [50] > 2 2 f B4 doir 44 [48,51] - &
¢ 1 B Bt 05 353 pegeetacoplan ¥ iptacopan’z Ap %R 2<[48] 0 ¥ 1 B Bl A
WL §ipegeetacoplan ¥ ravulizumabXz_ p ¥ 2<[51] -

A. PEGASUS #5% (NCT03500549 ) [45-47]
(a) =K 3[45,46]

PEGASUS #5% 5 - 7 S W 7 ¢ o ~ BV v E s g HR O 1 ¥ Tk
R on PG kX eculizumab (o {8 i & 7 K> 10.5g/dL v PNH = &
i A o #&% pegeetacoplan £ eculizumab 2 4p $F #x 82 & 214 o 37 % ¢ Apellis
Pharmaceuticals 7 2% » ;2% ¥ & 5 2018 £ 6 * 1 2019 # 11 * -

PEERE LG 2B 7 4%~ (run-inperiod) > #7F & <RH TR
% pegcetacoplan & # eculizumab /pf,%? D16 B HERY 0 gp A TR R R
% pegeetacoplan & eculizumab ¥ — /5 5 B (S Pl E 32 F F N I EH o iy X
@ %S X pegeetacoplaniaf 0 R eculizumab B g 4 0 B IR

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

I Mp>> APPLYPNH #% » H 5 - R 5 I PR "THHRER > £ B2 6B C5#
R0 R 0 b & OB 10 10 g/dL sk 4 0 SEH A %3 iptacopan & & eculizumab & 5
PR S 24 % 0 5% Mom iptacopan TR p 4w o R RAR B U R Y L ARC gl
% ERZ2 % LDH TERM I ¥ @' AH1S5 BILT o

K 4 p ot ALXNI210-PNH-302 3#% > # 5 -8 % Il e HBIEHER > L8P i k%
ravulizumab  #c2. % % »TE3t eculizumab ;féEéEﬁP 5 183 = » 75 froedpt: (LDH %1 -
BTH-FACIT-F » #c# i* ~ % Vuﬁ%ln Fodk iR 7}* % % )% B ravulizumab 7 ¥ *% eculizumab o

VA maiiekg ?,I;-]& HEHF BT > PEF TR A GHHEANS 1,080mg # 3
] % o
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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+

% = ~ PEGASUS #% 16 X8 ¥R % 1 145, 46]

if 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 ;5 R o e & iz % Jk & 7 1430 10.5 g/dLe
® Y ERF & 4hdkc (body mass index, BMI) < 35.0
kg/m? o
® giklrn 7>1.0 x3 ¥ & _F T (upper limit of
normal reference, ULN ) ~ x -] >50%10%L > * “%’
POSTSE: ¢ v s >0.5x10°/L o
® AiFd 2 &P RNREAESISFKT 2N 0L 2
EE St
s u ; ij%'?]f; oW W B 3/ ( Neisseria
A g

meningitidis) A~C~W-~Y f=B 4] -
W % {4a7% 7 (Streptococcus pneumoniae ) ©
| AR V%’ & 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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® &£ QT miz#¥ (longQTsyndrome) ~ & #hi= &
Al 45 7% (Torsades de pointes ) & % P i "]
i (syncope) i A 2% FOER o
Wk | @ FEekl I FF 2% 4T ie 0 1,080 mg pegeetacoplan o
tE e HEw: RAIL .%%%’Fé“mii‘?"?”"ﬁ #t 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) » & > 11 11 1B LRI F%REE HRiE -
A& orcdp ik ¥ loFEAgipt > R ER DL o
® LUPHERYTELELF Feeripp A vt B o
Mat=r &opocdpth | @ AW &% 16 ik4pt o ARC 3-8k ~ LDH k& fr
PR FACIT-F & % 2= "ersg it o
ip ik ® Wiz figd i AEE (adverse events)
. g 4 T E 2R o
T AR o iptnrELt
® FHRIWKELCTBIRFPAPRT AP PFL o
® gt EAFRE R & 2c %k #04) (mixed-effect models for
repeated measures, MMRM ) &7 447 » WAL = F kR FL 3 F %
7o B?Fé‘*ﬁ%f'?é BR W RIE > D] s ok IR R R BN R D
o IR KRG F R o
A:\’;fr o ﬁ?li ERGE e #&;—E% g 3 £ i+ (intercurrent events ) _rﬂt“ﬁ%]nl & eh
TR Ak “,/]E (censored ) °
® FaLprudpthd AR FALR  EREME S PIRT AR THORE
(hierarchical ) % {8 ¥ %=t & redp ke I FIE O] - o (type
1 error ) °

* FACIT-F € % (Functional Assessment of Chronic Illness Therapy— Fatlgue scale) & — i» 1348 p &
<\FF5§’?1’LIPIEJ\IE\HI|H—,}E "R BEH YD ¥4 RN Y zqg,k\gt 0% 52 4%
T ARE PR F[53] -

(b) i ¢ AR H[45-47]

PEGASUS @5 & &% 102 fifflis Ay 2 80 fi:}fis ARBER M ERITRELD]
R A % H P 41 =4 %3 pegcetacoplan (0 39 4 %I eculizumab & o &
# >pegeetacoplan & § 3 g A FIR AR & 20 % 16 1F 5 ¢ b 5 o eculizumab
B A SR R R 0 2 AN B At AP I o

P AR B A B RO R R E 0 BMLRM C AA 4 F iR
% ~ 2% PNH et % 3 % eculizumab e1¢ =@ e > L 2% kR %2 ARC 3+
e i 5 g ek s eculizumab AR ¥R E A E (2% 1% 900mg) 22 R ER
A Ap ke o B3t PEGASUS :#2%& HEAE %32 p AN S H AP PFHGEL L - -
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FE R

P A EH

ey Pegcetacoplan (N=41) | Eculizumab (N=39) | Pegcetacoplan (N=5) | Eculizumab (N=5)
ﬁﬂ:’i‘i’a(gﬁvlﬂ)’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)
s 2 ik (%)

v A 24 (59) 25 (64) - —

I E 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)
€”}§?PNHF%F%‘*’“‘T?_§£(%I§])’E 6.0 (13 31) 9.7 (132 38) 26 (132 18) 3.3 (232 12)

Eculizumab ;&% FFRF > ¢ =i (F£8) > #

44 (04 1% 17.1)

34 (0.3 % 13.8)

1.7 (09 % 8.1)

1.1 (04 % 7.8)

& 1% pF Eculizumab &£ > A #& (%)

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
i EkR 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/LS 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

R R ToEEREL -
HhEd LRE R AR

fepm 24 EMa 123160 TH5 1363 18-
¥ 5 30 2 120x10°/L -

51132 226 UL -
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(C) i 7t s
L 4 ® 2455545, 46]
i 16 T HRFER (M EE R Eiok ) [46]

AR FoehpiRt e o0 ¥ 16 i#ﬂﬁv“&ﬁ); v & B AR %Y pegeetacoplan
ALt b B F RST eculizumab e oo (533 B 1S pegeetacoplan T 35k i Z R R %
it + 2 237 g/dL » @ eculizumab ,s_E_E!J" # 147 g/dL -2 e BT 351 B 5 3.84
g/dL (95% # % A [CI]: 233 % 5.34) ¢

B 4=t & scdp T o o0 ﬁuﬁs?]i i A ovt b2 ARCH H® 1 4p iR 328 7
pegcetacoplan # % 3t eculizumab e 4@ » LDHAp kA it & F £ 2 ¥ 14> F12 e %
B e195%CI F P33 7R @ 20U/L - FACIT-F £ # >% pegcetacoplan &+ =
9.2 & s eculizumab 2 % 2.7 & > TIaZ i L 119 4 5 AL BEEARNG LT TR
RAE ™ ed WA AR TN R T RN T T AR ET R A R e

bhd % B4 6 o pegeetacoplan i B E F s 4 0t B4 § 2 eculizumab e e

P AT EHEZ T B A 175 % 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] -

RpF A7 % %87 &% 16 ¥ pF> pegeetacoplan & & FACIT-F € % ¢ »
8/13 B3E P + > EI|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 & 23t 5 &% % >t eculizumab % > OR
% 11.19 (95% :3.37 % 33.57) } i3 » Hifw Eﬁ’/n\’}‘r%ﬁ:r R EREH
4vl g/dL’FACIT-F 4 T Ea 4o 2.84 & o FERE @ % o pegeetacoplan (2 #2 eculizumab

o bl 5B AR E MR T BE43] -

™ FACIT-F & A~ v3#F & 3 JF’f TH AT hE] Ak £ & £ % (minimally clinically important
difference, MCID ); ¥t3> PNH > MCID #3745 5 & eng it -2 H W 45 T €01 MCID(3 & 5 4 )
Ap WL o

"FACIT-F £ 24 % 54 2 238 4 (Likert scale) » € 8 % i 2 71>2 % > CIR »
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B ER PoAKER

B vdp i/ ie 25 Pegcetacoplan | Eculizumab 2% Pegcetacoplan | Eculizumab

(N=41) (N=39) (95% CI) (N=5) (N=5)
3 & Foocdp ik
SR T or X ER R 0 g/dL 24+£04 -1.5+£0.7 3.8 (231%153) 2.4 0.2
B 4L = & oty
BB F R 40 B0 % 85 15 63 (48 = 77) 100 -
g1 2 Hp4pt e ARC 3-8 14 0 x10°/L —-136 £ 6.5 28+11.9 | —164.0 (—189.9 3 —-137.3) -89 —2.0
A cnLDH kR %1+ > UL —15+42.7 —-10+71.0 -5.0 (-181.3 2 172.0) —61.1 —37.2
g2 JL8p p vt e FACIT-F &~ ficsg it 92+1.6 —2.7+28 11.9 (55 % 18.3) 5.6 1.8
i = & f orxdp iR
o FRRZIIE A i Lt % 34% 0% - - -
ARC 3 #c:E ) + F S A B % 78% 3% - B B
LDH )R RZE T § e A v B> % 71% 15% - - -
RPECFRRETIE F o 4 v o] % 63% 8% - - -

P A R AR EREL -

* .

134 L Ap A AERHRY PN R eculizumab io R PR e o

30/66




114BTD07015_Aspaveli/Empaveli

i 48 Y B st v % 8 [45]

B 16 FHTSH R RS (8 0 pegeetacoplan fr ¥ 38 4 # X pegcetacoplan
o (T @4 PEG—PEG 2 ); & eculizumab 2+ 39 > Z 7 fEifdg =
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 iR e =8k 215 % (IQR194 3 222); PEGASUS &5k trif i
e 8kci 337 = (IQR337 3 3445)-

b redg e & 0 PEG—PEG 220 % 48 ehu R kR ¥ 16 tkasFip
¥ ECU—PEG & p| 7+ % 48 ¥ Fl szt Bg ¥ ec L ;LDH )k & * & » PEG—PEG
g n ¥ #FP > 5 ECU-PEG 282 v :cf LDHER > 240 16 ik 4p - &
K s3t B % 5 @ ARC 3* 8k » PEG—PEG  #cid 4% #£ 2 » ECU—PEG /&~
¥ %3t 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

P AKEHATY 0 2 % T PEG—PEG 2 & £ ECU—PEG & » % v & 5
o BERE 53 A4p 01 ey 22[47] o

# 4 ~48 ¥ PEGASUS :#% B s 175 % (Fdg 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 ' % 2 £ (open-label extension, OLE )5 (307 OLE ; NCT03531255 )
(Hf4rp 731 45 & > W& 4722 PEGASUS #5%4p b 5% % ) [50]
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% 64 L PEGASUS 3% 587 0 47 1 » 385K 4o = [52] - 1395 0 38 %
R ERATRATAEIN 156 (93 &) LDHEA ™" ¥ 4E% & ULN
T ARC 2 Bt ir % ehecd 4 § %3 FACIT-F T3ahdict 2 (AR ¥R T
) AL AT - LA R B 43.6 A 3 S2%¢p 4 K3 E P AR BB
o0 R LTEE S B AT T1%3 79% o

=
B

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 4= § 2% 3+[52]
(d) * 24 Hs*

B 16 ¥ PR PR I I - pegeetacoplan 2 % 36 = (88%) i 4 *ink B R
#4 72 2F * (treatment-emergent adverse events, TEAE ) ; @ eculizumab B3
34 = (87%) f}lis L4 TEAE ; B (serious) AE# 4 F 2 "R JApy -2 &
¥ L TEAE » & Z 368300~ & (37% vs. 3% ) ~ 78 (22% vs. 3% ) ~ BTH

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

WpG - m A FL R g B —*‘Ff W& 87 pegeetacoplan 5% & B iR P
Fagpstiare 2T 22 7= %5 -BTH = & »pegcetacoplan fe 778 4 F 5 10%
43t eculizumab ‘2 23% - Pegeetacoplan 2.5 4 = BTH 5 + #32113n LDH P &~
B (Bgm 332 IVH)» 29 3 Fphd b iaR[46] o

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 32 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+ 5] 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.

S e A49]

1 B % P s ¥ eculizumab #7234 PNH 607 fe 5 = 2817 5 s>
)EJ%‘}"}QE;T o #F p HPJE 2007 £ 3 2022 F 0 A R~ 4 B iS4 é)?% ' 2 B
i 3% pegcetacopan Z2_ 3% (1 K 5 % Ib ¥ §2/% :#5% PHAROAH, NCT02264639 ;
1 & % % III ¥ 52 3% PEGASUS, NCT03500549 ) ~ 1 % danicopan ( % II ¥} §&
Tk 2%, NCT03472885 ) ~ 1 f iptacopan ( % II #f &k 385, NCT03439839 ) -

2 % B>t pegeetacoplan 2_ 3% BT F BN S R E BEMRA T K oYV 2
P H_1F 5 eculizumab *4c F /% 2_3%% o H ¢ > danicopan £ eculizumab & * it &
24 PSP REER A To 2% kR (2.4 g/dL, p=0.0001) > @ iptacopan £
eculizumab & * 4 i Pt P EF e L w 2% kR (3.19 g/dL, p<0.0001) > #
BT MACE L - TR IR o

%4—‘3ﬁﬁ¢%?ﬁ@»?%

2 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. it s 4948, 51]

I.  Pegcetacoplan £ iptacopan[48]

I % 4 #7§ » 11% & % Bucher method ** #& pegcetacoplan (16 i¥
PEGASUS %5 ) £ iptacopan (24 i APPLY PNH 5 ) 2 % »c % « PEGASUS
W % 0 pegeetacoplan ‘2t A L 35 ARC 3*dkcig § *° APPLY PNH 325 1
iptacopan /. (217.5 vs. 193.2x10°/L) » i * K& 3 » 2 50 35k st 3 S ik
Ap L e

B SRR A 3355 4 pegeetacoplan £ iptacopan Bt 45 1
PRAYDEFLE ELALC o F2ARERE BTH AT A £

AR o FRt A 2 e 4 oo

+

ZL o s B ERAITES (2 2 S pegeetacoplan vs. iptacopan )

2x% 3R 28248 95%T 9F % B
& =% kAR (g/dL) —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 & # =~ 3.57 —5.60 & 12.73

II.  Pegcetacoplan ¥ ravulizumab[51]

Y- f A A 117 anchored MAIC 4 45 1 % p 16 % PEGASUS £
26 ¥ ALXN1210-PNH-302 (NCT03056040 ) 2 cidicdy » 14+t f& pegeetacoplan

¥ ravulizumab = *;c:}ﬁ Z o

5 FE 2 ALXNI210-PNH-302 :#% % ;éﬁ - k0 ¥ PEGASUS #%
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-

i AR 1T FR Ao HR H @ > pegeetacoplan 2 % eculizumab 24 %W & 3 5
2 7 = FGFEP LDHAZES ¥ 8 "2 1.5 8 Z‘f}t#“,‘f v B % PEGASUS #5%
# > &3~ 36 i pegeetacoplan % 32 i eculizumab 5 4 > @& ALXNI1210-
PNH-302 #% 3 »~ 97 = ravulizumab 2 % 98 i* eculizumab }fis Ao Ap BT
ravulizumab % > pegcetacoplan fe#i 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)

7 %% 8T > & ravulizunab (. 4p it > pegeetacoplan £ § B TRA fra R
Fihikrdazrr B¥eed o g ¥ o2 B &F (Quality of Life, QoL ) 1p B i
HFha G R I REFON L TEL R S5 Y M3t pegeetacoplan & o A

z\_,L: °

2Ltz S EFE Y RSITES (2 &0 RS 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 R R & ¥ 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

EY . :

?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 # # — & % 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
*5%0%%i$%§iﬁ&‘ﬁﬁldﬁéﬁ*2m5ﬁ793BE@P%M%
% Cochrane § + F#L R & {7 % sufd 2 )gkf}“)ég C BB R 16 B FoAp b }]?e 5

PE@HC@QC%W%(&O%)é§3O%W%’5pﬁuﬁﬁﬁ*ﬁﬁ4)%?o#ﬁz%ﬂ
R A (P R s R oA H R ) 2 Bk R A CRF SRR EeRe ) -
BEWMERS A ELTEAL S ol E 3 ap kRl £ o sR R L PR A 87 g S 0 3
100 it sdc> R E - BARA LAV EEARELE - 50 L EERA KL B
ﬁ#@;éﬂbmm’dg%%&ﬁ??%@oﬁﬁiilﬁﬁ%%%ﬁ’Q&QE@%ﬁ%;
AR LR S 0 A BARFARZL[S] -
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sets

B

—

12k 2 ped - 2% 70 (1) PEGASUS 1 3#% % % [46] - | i 48 ki85 %
(4512 F P4t R S % [48,51)~ 1 f5 p A = %% A $5[47] ~ 1 ¥ FACIT-F
B2 F A 47[43] 0 2 4531 FACIT-F £ % 270 i § 4 2. 7 e0bf 12[44]) p
Feon TR T FHE S JHEF | RIERD 4 2 jrf 2 k4R PICOS i
3o 24 ek H etk n 2 PEGASUS %8 5 % 7% © %t B 45 1 [55-58] »
PR A o H AR 1 E 444 PEGASUS 5% > % 48 i p¥ FACIT-F13 4
P2 3% %% 354 > BCU-PEG 27 it ¥ » » PEG—PEG 2 p|v 44
R E[59] -

2. 4EBRIFFEFE R & pegeetacoplan 2 FrtE & 2ol K 5 & =+ I[60];
Lhs2R6L] L EGERE ZR62]5 1 5 kp 2R~ &<~ 4R
B3L7 2 % W2 BAR[63] A T R AR v AR EREE
# PNH 5 4 4p B 7% 5 st 5 4 o e

ERF T RESBRFAFRPPEERE 2 B RGEH S £ AR
BRI E e TRt aR L ) BIE[34,37,39,40] 0 4t R AT
o R R AR~ U FIEE s 3w B T pegeetacoplan * 3R C5 AT B8 d ] A
EREIEN R REY & XSt J’u,f TR T e 2R ERZ )Y 105
o/dL[64-67] -
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* % % & Aspaveli/Empaveli 13 = 4 5 pegceetacoplan » B 0 F &L 5 b ip
w«f" 2 RTZEE B TioRE B RFr i3 ﬁf\firﬂ%\ A :}Iis Ay R aER
p»z@7i@ﬁw%@&%—ﬁﬁﬁﬁ%%ﬂﬂ%%’@%E%%é%

Z_ PNH = # }P‘s Ao

E

%
=
F
KB "
=

i’?v

THARTERAI R S A(AR G FAR P IRE B2 ER
FELE B AEAERRPRETNLFPRBP L ERBELES > ¢ 3
eculizumab - crovalimab - danicopan - iptacopan % ravulizumab > ¥ o i 5 & % 5.
?%%£W%@PM11§V#?£@E°@ng%ﬁ’me@#ﬁ§2ﬁ
C5 4 %474 #| | eculizumab % ravulizumab ;> * >M /0% e gF M 2 P e =3 PRIE 5
i%&wJﬁ@¢g@ACMH%w%W%%¢%xéﬁgwk PR o
R R e s R BRI HIER S AR E R R P

B AR IR ISR b enEE e JEIT AT e #) danicopan % iptacopanc i& 5 & st
M= }*Jr‘?*/éﬁ %% 0 A& F R eculizumab £ E £ RGE% 5 ¥ ravulizumab 2

iptacopan £ 3 B & gFT Y o

FE AT TR 3‘7"49%‘7’%%@7‘\3’??“% AEZEED WA E D
R e F% 5o e R o~ %% i e danicopan % iptacopan B ¢ Vo5 BB
e R

(5) LERFRPHFRLEALHR

4t £ 4 CDA-AMC ~ ;84 PBAC ~ ¥ NICE % ## if SMC % ¢ 3%+ %
FRiri TH CS APl A F 7 L& 2wt PNH & 4 5 4 2005 2
FoORFLERZEHAKER -
1. %% 5 %@ * C54 %47+ # 0 eculizumab % ravulizumab iF 5 %%
2. ERED I PwmIRR G ABELE R RCSHMIAIRILHET 0 5 ;1 w &

JEk o 139% PEGASUS 35 % % > 3% 5 4P #3% eculizumab 7> B > pegeetacoplan
Tk de L FERE S m@ll 7 ko

3. % :f} ix# : PBAC~NICE 2 SMC #Z: %t H 2 piE » FHEx C54 4
Frgl RT3 B F?‘ﬂ_ ; CDA-AMC &2 & 3% T_C5 48 R drd) F @ * pF
B ek B REER CSMMPrdIRIEL “icH 6 B2 o #3505 B3 B2 %
#% > CDA-AMC 2 PBAC % =22 kR 7 M3t 10.5 g/dL » NICE 2 SMC
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Pl K e o F kR " o
(2) ApEREE 2L

AL AR FY -0 5wy NIRRT F% e & 16 T84
PR @ - pegcetacoplan £ eculizumab 4p b > 3t A R fondpth (L =R RA®T)
Bom oot o om B AER B F *{#ﬁ P AW L i JJL }]% At 2 ARC s i
pegcetacoplan 327 % *t eculizumab o *% 32 3Fen@ 28 (v £ H ¢ 5 j8_eculizumab
$ 45 3 pegeetacoplan jp lew] > Hu kRS FEMNR B FL o hurd
MRk Y o FH R * pegcetacoplan R m A o R RRT FAE LA
%1563 (93 #)-

DM e A% 16N HRY > pegeetacoplan % eculizumab ‘e
TEAE % 4 S 4p % &3 4 s %2 = % i]-Pegcetacoplan 2 # % % 2 TEAE
B 5L E s E‘;’,jﬁ:?] "% ~ BTH ° Eculizumab = R] 5 BTH ~ g/ ~ &
BOUAF SR BR e 3284 AEFWMITA A RF A o

PASREFELSIT SR 21 &2 P E foudpiit 0 P Ap A DT IER
AR EARR - RO X 2P RS B R FRLRERRI A%
% .27 iptacopan - #7 i%‘f;sc:}‘p (& 32 22%2kR ARC-LDH ik & ~ FACIT-
FE4) v AR I HFAL °/§J<'F“‘L*p£‘ﬁ?1% R IR R At Y
o gt ¢k » pegeetacoplan ifp #3t ravulizumab - § B R F 4p iR (& 7% é’uﬁ%]nl
~$ﬁ$%ﬁ$ik@&jﬂ%&~éﬁ&ﬁﬂﬁ%&%2ﬁﬁ»wm~ﬁLDHk§
EF AR 6] TS B E 0 Ak fo QoL M AR § B
L AR o

L 4

(2) FhGm

AEEE AR AR T 50 LA IR F ol IR 7 R
WO R FRPHTR B f: CDA-AMC ~ ;£# PBAC ~ # R NICE 2
FRPHTERL TREY RAZEA -

&4 £+ PNH T % ¥4 ¢ (Canadian Association of PNH Patients ) % 4v £ +
P27 e &2 24 R ¢ (Aplastic Anemia & Myelodysplasia
Association of Canada )~ /£ PNH % ## {2 ¢ (PNH Support Association of Australia )
2FERTRAR AR FL L OPNHFHL FE ST (o B FEEORL (20
AR SRR ) B ERE R op A BRAE R R R R
%Jm PR R A R TN 0 @ B ow a2 (4e eculizumab £ ravulizumab )
EERCAI AL B M % e IVH X5 EVH -
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Pegcetacoplan ¥ 2 & §/k JE 5 FP AR > # 3 B { i Jlenk j A TG E S 5L
B0 R A L F R et WAFEOE A A A iR ¥ o
ﬁi%li FTERCORFR ISR F L B RS FRAEST B
Bfrl (T 4 o
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() ERFRNLAP FHGAEF]
ERE T APHAZLHSRRNAP L EPEREF] -
(Z) B EAamipigs

#4F4 3 & $% CDA-AMC ~ PBAC % NICE 2 $ i #1352 (6 40 4 % 2 %
oz TR ARG EH IS FRPH TR R LS
CRD/INAHTA/Cochrane/PubMed/Embase #p i < )gk » UBFfRA B %5 K e
B BHERR DB S AREFT SR

R WL P
CDA-AMC
| B 2023 & 40 24
(be g =)
PBAC (&) 2022 &30 2 78 o2 o
NICE (& & ) 2022 & 38 o4 o
ﬁ o sl = -
‘]jgm w SMC (gkte i) FR A HFRFL 2022277 =4 o
P %
~~,_‘.‘F
THFHRE CRD/INAHTA/Cochrane/PubMed/Embase 3% & % o
EHRF L FA | 02025 & 7 0 feit e

3x ! CRD % Centre for Reviews and Dissemination, University of York, England. m‘f’ﬁ"ﬁ, °

INAHTA % International Network of Agencies for Health Technology Assessment BES] B oo
1. CDA-AMC (4c £ %) [34]

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

) (4 : eculizumab ~ ravulizumab ) 7% 3 % %2 (4 PNH clone size >10%
$) 2 34&PNHA <2, ;ga CS%»P IBlieRie g FEEPL (&
2 %<10.5g/dL) - T ‘v#%“ffﬂ_ '“‘ Aw M ebend @ R F] o & I ILE E AR

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

;/g‘_z-’,;\‘o
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i 1. Pegeetacoplan e % § ip o PNH 5% chu it 2 F f7 B = ™
GEHEDRT 02, Pegcetacoplan 7T H e R S EH R ",% K

B e+ a2t 245 (CUA) &5 7 2 03] P R5H 5 3 C5 ¥ &R
P X eh PNH = & 4 (3@ 38 C5 #rdl @2 mftpm L) > 4 » L &
pegcetacoplan ~ ' #& K % & eculizumab ~ ravulizumab > $4c £ * 2 & %5 ]
BB EEYFRETLLL o2 R cfdek p PEGASUS #5% @ 1 BX

eculizumab £¥ ravulizumab £ 3 4p e chfRk B 2% o
CDEC r}a{r‘g /E" 1}»“*‘,—?]#& :lll T, KQ#IJ :

®  RCAW R R WK RA AR E AR £ R A
G gt th s i i d 105 g/dL (L B kSpde A A K o H AT
TR R

® T MM A Tt Syt Tt Eogd (mapping) ¥ Y 0 FlA
PNH £ Bk ¢ e fic? I 2 & % 3% pegeetacoplan 3 # QALY f 3+ & £
GREY; AN e & A

® 77 eculizumab ¥ pegcetacoplan 3| £ 3 < % #_%k 1345 PEGASUS 3#
0 2 CDA-AMC 3838 cnfpsk & 7dp 1l @& F ir? 22 Ut o d 300
i B XAk p FEH o T RHE lh&ﬁ“ggcéﬂs\iﬂ\ii{’jgﬁ%
2 pegeetacoplan ¥ C5 Fr4|#|4p b chst A 2xF o

® Tk B RELE B e eculizumab £ ravulizumab ¥ - ZFE S F P @ * 7
e A S £ X A1 B Lo AR AR Y CS prdlARs R PR
FRURE -

® LY P FEPNHAAMERES & P32 mad - Rk s 7RI
Lo ipRonk §REFRESIRE 0 & R IRATE | EOpF R e 07
AP PIBRK e

CDA-AMC % £ Fif Q4387 1 £ 445 » M 2% 4o ¢

® CDA-AMC 5 f2/A-3RA A £ A4 |m B TE 247 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

® 1 CDA-AMC A #JF5 ¥ » pegcetacoplan #p #3% eculizumab 5 B & &3z ¥
GHERRE (T ATHI%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+ ¥ - pegcetacoplan 7 *
% 0.9%4 & % A2kF o
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® 7] eculizumab ¥ ravulizumab ¥ ¥ % & 5T 3 CDA-AMC i& 7 - k7|
REHRTELAYT 1 Eri;.l&* &5 T pegcetacoplan 4p fix eculizumab #-
AEBARE T AR S Ko b FIRCA ] QALY e & B R H AR
T F pegcetacoplan g1 C5 4l Hl4p vt eh g % QALY # 5 i 53] 55 p)
B F e ek RE P LR 0 B pegeetacoplan e ICER 41 = > 4 3 T by
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 & 77 *% SR B e
50,000 4t #*/QALY gained enff BALIR T 5 B & A2k F o

2. PBAC (&) [37,38]

B E S AT 4 B € (Pharmaceutical Benefits Advisory Committee,
PBAC) *% 2022 # 3 * 5 = % & pegceetacoplan 2. PBS fx§' ¥ 3 Flg A 7
T A ARRFEED Eéi’?;rﬁ AER o P RERB L Tw‘" Bk 5 i o
PBAC =% 2022 & 7 * { &7 5 2&3%# pegcetacoplan 7] » Section 100 Highly
Specialised Drugs Program » ;7% % C5 #r#|# & 7 &4 7 @< ¢ 4 PNH T
Lo

2022 & 3% g FRORP K& TS A2t £ 47 (cost-minimization analysis,

CMA) > $# cohort-level Markov #-3] » 4 » ;5% 5 pegcetacoplan ~ /5K &
eculizumab > A H 5 43F (2 X3P RT ) " FTRPF LS > EERKRES
ﬁwﬁiU)ﬁﬁﬁifit%<m5ym‘@)ﬁ%ﬁ“fit%>m5ym:
(3) 7R A (4) 7= o Frrc%#kPp PEGASUS 5k 2 Hebjg it % » 2 &
%&ég%%ﬁﬁﬁi\$%éi\Agéi\ﬁ@wﬁaﬁm¥@£éi,m
“@W%*PKM&B%%iﬂ%Q%%é%&ig&%i#iiﬁm$§5%o
PBAC 4p 32 03] 0 & P40

® W TEA G F Thkd RIS RERE > AN A FPAFY
B

® EHWITLIHE

® EXUTF PNH B A 7= F&-Avipk 2 @ &Rk

® K ® % pegeetacoplan ip e A A F & A & Ao 0 PBAC u5
L= g S Ve

° ;@W@;&kpE@HC@QC%(%&%‘”?%)’?ﬁzﬁ“
* PNH -
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Flpt » PBAC & ffF kR EATA T 0 Fdp ) & PNH @8 F L5 g o0
T oo R * 2 A Bc] it 4 47 (cost-minimization approach ) J& H_fik 5 i 2r GG 3
EREE - 1 g

® iz ravulizumab % 5 vt f ¥t %

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

® ki~ FiR* pegeetacoplan @ i > T pre P F RATE 2 PR IR
&4 e A

® i FlicR AR AT (AR FE BAT SR F) BEN A

Ve e

® AR $3t (approved ex-manufacturer price © AEMP) ¥ L &£
A
O AN ASNLR B CSrd A * ch4 R 3T o

Bt 2022 & 70 @k THw E3®& | (earlyre-entry) £ = ¥ 5 ¥ & PBAC

iZ R 2 & ravulizumab B {7 Ag] L 245 o PBAC &% 3% 8 1 {5 hipk 25
Ay 0 B ¥ E 3R % pegeetacoplan j* ~ Section 100 Highly Specialised Drugs

Program (Authorlty Required) - * >t 4+ C5 #r4|#F B3 B & % @ X 0 PNH =
A A e K AT/ E R A Fe FEF/AR/m G * F (grandfather) ¥ 7 Fr if 2

P 4o
L JRECFES 3 3-F Rl

® iR 18

® 7 iFw FAiREi# * i pegeetacoplan ;

® v5.3f 3 7 0 PNH granulocyte clone size>10% ;5 Jg * & Jf #1445
(C5) #r4®linHF B3 &> ¥ 8 2R ER<IOSgL ¢d 4 ié‘v%?*}"l T
A ¥ CS Frdl &2

® R4t * pegeetacoplan jp A o g A &R ® BRI 14 CS el Al
eI 3B “f?bﬂiiﬁaﬁié AR EARR D G EAABE

O LIUNKBRBRAIF IR - APBS S CSFrgl B E H R I
43F ]

® id L,,zﬁigﬁi?ﬁpﬁ,r}? q—vpv@ﬂ—zli’ﬁi%?flps}ﬁ““ /Tj'}?ﬁ}"—%#"/r'
)é‘mqq ‘3\"”"‘\“”7%-@?7}‘[?&?“"/?%‘

o AATIEPAPI LY IS KA AT aRI 52
g TRFE (1) ER R EF R E (Authority prescrlptlon form) ;
(2) iﬁﬁ, ;‘i)};_ rﬂPBS Jf”' /8¢ 3% 1 (Authority Application Form) » ¥ & f
BEE N i)@fi'? o R PR B (B ded= 4000 R 2 g V'F'}%) ; (3)
FoE_: itﬁ B PBS $E Y G o %E?ﬂ"u By # 5  (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

® F4/5% (Continuing Treatment)

® A ik DA dein iF ¥ (initial treatment criteria) ; & "% ¥ &
Ji % % ©# (Grandfather treatment criteria) & < & PBS # 4 9
pegcetacoplan ;5% 5

® it LR REomYRA i A m AR

® pegeetacoplan # 2 PBS A B4 ern C5 | & & * o

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

® iyt RIFLioH (First Continuing Treatment) 5 & R4k
7o 1% i (Return criteria) ;2 3% i PBS 4 24 pegcetacoplan # 5755

® X REP TR AmERT

® 7 {9 PBSARLNCS Fod| 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) ™ -} #% * Jc ' pegcetacoplan - i * 3 irrk
32 CS Frfldliofie NP MG LB RF L 2% g (PNH) = 4
Bt oo & R g4p o TR ¥y (pegasus 35 )AE T 0 3T A W i€ % eculizumab o
F & ey Ao pegeetacoplan e d i eipt 0 PNH o i 8 bk 2 @
eculizumab —"‘Ff o d ** ravulizumab £ eculizumab ¥ * & 4p 07 > pegcetacoplan ¥

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

R # A2nh 447 0 3 ¥ cohort-level ik # 4 (Markov) #:3) - ¢ %
i EEkRE (1) @%ﬁ%ifi.ﬁ:%<105g/L‘ (2) ﬂf%?ﬁ%]ﬂ_fﬂ_:j%i
105g/L~ (3) FEHL -2 (4) 7= ~HARP S 4T 2P fr =
FHFE®A > A& Frdcdy k p PEGASUS #% - “t3%% 4] 2 (ERG) 2
AEAEREE WRNAFwmEB L ¢ (1) AREHF /s (chelation)
b 4k PEGASUS #5538 2 #icdp @ 2L run-in P ey 5 (2) 23 RE Kp
cycle ] B4s > @ 2bcycle0 (HE2EFEF £v8) -

< J& pegeetacoplan ¥ ravulizumab e 4730 > B &2 ERG el # &
17— X &+ > pegcetacoplan 4p #&*T eculizumab £ ravulizumab 32 5 ¢ {

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

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

4L FRPREG e
(1) SMC (@t ) [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 ¥ ZviTi > % (Patient Access Scheme, PAS) » & &_% PAS % #
B AR B L MeiE T AR o

R &2+ A2 447 > #- pegeetacoplan 22 eculizumab/ravulizumab g 7 v
o FRA 2}&1‘1 £ Xk p PEGASUS &5 » I 3% eculizumab ¥? ravulizumab %>
R PNH = 6 Jocdp g o BoA4 5 7 A 03] > @ 23 e 2 Hb<10.5 g/dL ~ 7
i 2 Hb210.5 gL~ F & ps 2w BRERRE £ 2 T F M RAULSD
£ ~4FiE f(ronoverload) ~ 7 LE L EF B RE > FHIF L S & o EREK
B % A% B fc & 2 EORTC-QLQ-C30 B % zw\gw #i 3 4 EQ-5D-3L » &
TR BRI ZBA S ISR et B o BT %% BT AT eculizumab
ICER & 2 376,078 # 45/QALY gained ; @ 4p ﬁ@ﬁ? ravulizumab R 5 £ & H g%

(dominant) &35 F 1% o

LR g HRF AR D T 502 (1) PEGASUS 25k th A b ~ 3§
B e "R Y (2 eculizumab E 0 R)E 16 ¥ 0 B 4 B0 Sdeen AR
T4 o (2)3K ravulizumab £ eculizumab B »xip & 5 % FE Tt o Q)i ok
Bk GBS R R L EPE EES (DI SHEH T 2k AR
AP P REFE - (O)HA] 1 * PEGASUS "E8 ¥ R chig & 5 o

B FEY R 4 T EA T AIoEIE S > SMC 23 F R &
B PR3 & Jc ' pegeetacoplan

5. RFFREAM S

(1) #F> 2

(w,
W

~3F 2 * 2t 8% CRD/INAHTA/Cochrane/PubMed/Embase & + 7 #1 &
M 4ol

"1 3] PICOS s #0512+ T40F 0 & KRS RATEL A 52T 254

¥ (population ) ~ ;> = ;# (intervention ) ~ > ¥ P& & (comparator ) ~ % % i £
ip % (outcome) % #7333+ > 2 (study design) » B HOF i 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 P 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 i 2. % it o 11T f P o 2 4R 5

Hakimi % 4 (2022) [68] % B NHS £k § REmE: 222 57 £ 7] -
aS 3 pegcetacoplan 22 ravulizumab * %755 PNH chs A3cF o #4]& 7 i B
MG (1) * Z@w ® Hb<105g/dL ~ (2) * 2 8 J & ® Hb>10.5g/dL ¥ (3)
B4 Q%L (Hb<105g/dL) B e pF L BRI R M 5v = gz gk f5 (absorbing’
state of death) | » 3= ¥ H 5 4 3F o Frre Bk p PEGASUS 5 ; ravulizumab »
‘J lFAFX 27 eculizumab % 2% (& 302 7 ¥ M%) =~ A f¥#d 3 EH - ﬁ%]nl .
BI~dd ZEDP B el B RAR L Rl B o AR FITRFK
Tn 3.5% T BT X R o FAA L 78 T 4p > ravulizumab > pegeetacoplan
H#4e 1.75 % QALY gained ® & 74 251,510 %48 > 5 2 G ¥ B% {0 5
NI ’]fs_a%-.gia»z A AR M T s F B 2 %5 A 10,000 B4 /QALY
gained f & » A 72 = A2 F #F 5 100% o

Di Matteo % 4 (2024) [69] & ~ 4| ] Ri#F 2 PRI 4 ki(Servizio Sanitario
Nazionale > SSN)ELEL > $ § ¥ & #-4]3% % pegcetacoplan #p #.>% eculizumab -
ravulizumab * ;5% PNH eh= A223 o PNH A B ki e 7 4 ﬁfﬁﬁ%] w F
Hb<105g/dL ~ 7 7 st £ Hb=105g/dL & F & fijst » 325 8 5 43 325
B 5 & o frcddick p PEGASUS #5222 /FF £+ #(Matching-Adjusted Indirect
Comparison * MAIC) % % » s 2 ¥ £ 8 B A £8e 2 845 - %Jli*-i 7o
MEATE IR K T 3% o A A A 78 4P #3T eculizumab > pegeetacoplan 3 4e

46/66



114BTD07015_Aspaveli/Empaveli

0.510 # QALY =¥ & %4 102,309 &% ~ > & %% { % ; 4p #&>" ravulizumab -
pegeetacoplan 3 4r 0.268 B QALY * & 4 91,372 &t~ » 5 B% { ek -

Fishman % 4« (2023) [70]7 % B & i 4 B2 > {1% PEGASUSI16 g4
#cdy > 11 European Society for Blood and Marrow Transplantation (EBMT) & & 48 %
eculizumab i & s * & 9 PNH J5 4 # > pegeetacoplan £ eculizumab 2
é EBMT 241 =% 2F g =%, ° 5% 87T > 73%#E* pegeetacoplan
FIAEE % 2F 0 § & eculizumab o & 5%E 4k 5 HRF = 2E 3
)ﬁﬁ = & A B 5 15,923 # 7 (pegcetacoplan)£? 216,100 # ~ (eculizumab) -

6. EHkE AL AL S A E L FA

= B R 7aE B F s 1 (Haute Autorité de santé » HAS)** 2022 # 2 7 2 4,
iE 3R % 11 pegeetacoplan * 3t e X CSFPHIRIGH I V3B F PR %
& 23 <10.5 g/dL e 4 PNH 4« £ | § Aok ocy ~ 24 2 % 7
% o 23k #-pegeetacoplan > Flifr & BREGGHE -

b

B PREMBREE

(- ) A b 4

PG ARTIN R A R § 22 2 F LA REF B IR A[S] £ 2025
E6N R AREF BT L F for (PNH) B # B 285 157 657~ B %
Bed 31 ble SHEY TR R Y L ETE S 38 o 40% & B T RER
36% 1 3. PNH Ap b % 4 g > AU LDH # = 5 & ¥ } U069 & » B A i ié
# B % [71] o T #9557 > eculizumab # ravulizumab ¥ & ¥ "% #{ LDH i % =
ERCE LS L ﬁ.jﬁ’ AR TRIEER SRR ‘\‘%Jﬂ_ T RO B RS YTh R o

ES

° § pegeetacoplan & & 5 i (1% RAERS) 2 FRAY
R R IR RALAIRTAT I 1
BAIRTATH BB 2 LR SR F R AR 5 L i
FER AL BT o

= 4

~ Sk
4
AT W

(H}%'—.t“iiﬂ

Y

}\3‘17‘?\»
’5\”5

= ose B o~
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. WHO ATC/DDD Index[29]2 % #5 = LO4AJ03 » ATC 4~ #g#% I & &
rLO4AJ : AT 484414 (Complement inhibitors ) > ¢ it A sEenZE 2 4 & F 10
38 » ¢ 7 eculizumab -~ ravulizumab ~ sutimlimab - avacopan ~ zilucoplan ~ crovalimab -

iptacopan ~ danicopan ~ vilobelimab % pozelimab o
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VT TE R R P 2k g, & TPNH ) 2 igflina R85 L
(5 F FREH  CBEFTELN) BT L7 EH3000 M d rs
¢ 7 eculizumab ~ ravulizumab ~ crovalimab ~ iptacopan % danicopan > ¥ % 33
ER o2 T 7 LA e ik B  FELH (2025F5% 23 p
) [

[31]> i * *+i5% PNH 2 # 5= » 5 eculizumab - crovalimab -~ danicopan

/

ywm#

¥
%;%'
i

iptacopan ~ pegcetacoplan ( » % % %) % ravulizumab o } it # 5. eculizumab %
ravulizumab A5 » G S * 3 T R B o & AR i A2 ie R [32] 0 X
eculizumab % ravulizumab ‘¥ 5 CS5 4 #8$r4|# > (¥52 PNH- &2 % 245 ; ¥ &
AEPEEELLSREX - 7f;é7_C5 AR AR] S R e A R e |2 A 2. PNH
*AEA D fRAER TR APR

Fretit o AL RNEZAFREFZI PR LT & o

(Z) MirB g

EEATRAEEP EELHE ART ERSRY AHeEFo £3ALF
TEBACAREREFNLE- £ 040 RATFT £ 159 BA - Iof s i
FAOR U FRD Y SR ART EEMMBREYL Y- £ 011 @1 ¥
TEO0N AR

LOERF B R R E A R e
(1) Toh ¥ 23 T

E 2R —*‘Ff e AR R LEMEREL 2% Fg (Paroxysmal Nocturnal
Hemoglobinuria, PNH )z_ 5. & Z 4= 5 C5 4 8 4] #]( 4r: eculizumab ~ravulizumab )°
M ES T GRS F P 3 (intravascular hemolysis) ~ T T“&ﬁ%x’u &5 FRER
%~ PNH A B CS ARFrHIA IR S ¢ Flo ¢ i3 & (extravascular
hemolysis ) F 3 #F F {2 o - & JF 45 .:%”i::rkﬂzﬂ BT ERRE A RS ET 3 °
o A E Rk ﬁﬂ’?%‘ﬁﬁmCﬁﬁWWﬁwﬁizﬁ’T#ﬁ”
i EE 2 F ﬁm%ﬁhmﬁ’#nﬁiéﬁﬁ C5 A4 R &) ~ & £ ikt
aLf' /p%‘ pegcetacoplan *t §ifk b w2 AT KPR AR S Z MER R A SR

M BB NP T oeculizumab 2. # * o i BN Bd R o

1‘

—)\-

‘*ﬁ’g r_rx'

Q) P iREE A g

gﬁﬁ@%i@ﬂﬁw%%%%Q%;%if%ﬁﬁﬁﬁ L3t R 0 R
2020 & 3 2024 & 2 s (Chae = Ho) MATE S E oM £ iR
LBl 6.7%[72] 0 F 3 R 2 RR[72-75]1% B R LK L2 4 PNH & 4
T 40%3 F - MR ecuhzumab iR o R NERL AR w4

=
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HEhor ) TER S T4 C5 ARIrFIR IS FZ3 B8 kR ER T
10.5g/dL % | » %3 ¥ prik R 62.5%[76] « Tzt | WA Tiep WA @i
LR CSARIrFIAIS KR T ) > BYEF L FHT @B LR 0 A
R R IR N

W

‘iii&& }é]#ﬂ-'pfb’fﬂzi‘ ]pﬂiyﬂg‘\PNH:;\.&‘éﬂ?%)]’iﬁ&ﬁ/{*]p
- #3243 %7 #3540

Q) A&iR* AEdif

FRY GFATRA R AT 0 fheculizumab i T 4T PNH B A % € % &
A BeEAk 2 EVH - %k o 507 10.5g/dL it EVH A2 R g s (i2 § 45
2 FFo AN A g Y R FE o feEm AL 2 F M 105g/dL ~ 2 EVH 2R
PREL/Ar) PR R QR VAR AR o R EST I
?1,%/ TR E - S CS A RF A 2 20% T 30%[77-81]> 5 B HRoEE G
*PNH & 4 % - 8% oA e, 2 40% 0 FETREE R LRI L5 %

- 10%;%‘;3&40% AR ARCE B- E3 AT HTE 144 o

@) hEEREY

= Fi;ﬁ 4 AFFH® EHE > FiF3 63 = pegeetacoplan 1080mg 0 52 iF
L ZAE104 L o T %“‘J—&LE%,’%?J 1% 100 /% 2 2 ?%ﬁiﬁ’lxpﬁﬁ 2[73]>
ecuhzumab E R F L 94% B3k pegeetacoplan  * F F eculizumab o E A i

PARAPRT - ERH ARG ATR Y A (F- E3 43 #£24) 0
Eﬁ@?l%i#;ﬂ%ﬁﬁﬁ%@&(“ E3 A3 5T ﬁu4)’u4ﬁ
% 97.76 i+ (104%94%F * &) - irﬁfiﬁ'ﬂf;“ E037R_~3 %I &
154 g~ o AW AR E > Ao dp @ * 4FFERET CSFFIHEF > i A
%'Uv\fé?iz* 7n 4~ eculizumab4 T # ¥ 3+ % 0 47 eculizumab 7 H BiFH|E * 2
*E o ESEEITI0mE F A 4 EZ %?’ T3~ &35 % - & 040 B~
%I E159Hm~ -

(5) W RERERED

Lf;igﬁ %% eculizumab 7 H a3 HE * 2 * £ > & 5 %47 900 mg » T F
B4R F o K A EE FAMT3A 0 A EEF G900 F o Bk A B ¥ -
E3 AT HT & 144 ’?}tﬁ’%xr‘-}vﬁfi%‘?f;a:—ﬁ028ugm 57 E 124 3

6) HiFhY

49/66



114BTD07015_Aspaveli/Empaveli

© ARGHFRR

W

i:gg%&{g%Pﬂmamﬁ&ﬁ%&%’uz&%x@# EF
LB P EA e rﬁﬂﬁ i) > pegeetacoplan iR T G 85%,&%;@1
TR P BT AR E T TR RS ¥ S
P SLE A ) %&ﬁ‘]‘”“ LR R F DR GREE L Y
2270 B (ZRTD S48 94001C) ~ & H mies AR ¥ 5 475 B
(Z R P N 93001C) »fafs= A ﬁﬁa?Jj; ’}’i’ * % 2,030 gk o
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B wh- %o kA AEEYT

£ 3 bt "hT”g}%‘ P AEAEZ66 L B RATRY ARAEL ATA 2
’f!w??)%"ﬂ'?* 5% - #6400 3 %7 & 28400 ~ o

s RBNE rfﬂ@bf}%“’#

- ﬁg?li : IF %< PEGASUS T& i#% #c¥k » eculizumab /5% ™ 3 15%8,—'5#1
g%ﬁi%ll PRI BS%REE T R o F A AR B RASAGN

v

- %Jﬁ © %% eculizumab # ’521%%'%?]'}1 26 = » Tz‘&%‘;”i"iﬁ%]‘}i%"f * A
75 8L (£8P M55 39004C) 5 > & 4 3%‘9{”‘{?15’]’%‘3 * 4 1950 g o

—  PZiEEERG couliumab F LA B P LA F TR T
Brh™  PREEFESSF FIPHEGHERMP SR LT85 26
G EAPSRE - RPPBEE -FRPBEEE (337 HPP)
FE§" N &i““fl‘m (3) AB AL Vi d Af9Tp 788, > 286 gL
(ZF7 P i~ 00156A) » fifp= 4&@5@%”%7436%&°
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@;izﬁ#&'a%%"ﬁ%i&%?‘j% F-F# 01l A2 5T EF032Rm~ FT pH
BERRTE O FHMABRES - £011RALFT £ 032/ -
8) R R A7

L’»"%iﬁﬁ”ﬂ‘:ﬁ FEGEFRE RSV R A B E R F S F T O
£ Fdu s PNH % L A B PATRR VEEE AR - £ 01l RALFT E 033 R~
¥ = w%% eculizumab ;5 & vt b 1448 5 33%[75]% % 48 5 45%[73] > IR €
Fhas-#F009 AT 013 %I ES027R AT 036/~ %= 0 ER
HEEFRN S S FHFFF 2L FH L H ° 5 danicopan ¥ iptacopan[82] - 3%
s BT FE A g KT FALE( B 10%) M (T2 30%)°

AR g s - & 008 @Al 0.1

[\
s
gi \

7 E£02@%T 035 @~ e
2. BBk SRS WP A
AEERL CERF B L QEF R R ERFRABRG FEIL

B AELATH 2 PNH s 4 5 = 8Un > g - 384 LBATH M &> e b3R5
EATHE ARER Y A fk T xRS 2 ravulizumab o » AR BN &R,
E
T

ol e ool

AL LR AEEREA L P RHEN F A TPNH & 4 4§ G8% - 8 C5
AREFP IR SR 0 e AR mE AR E ) o T CS AR A SR A
PTis end - ML o MBETRBLEBER G T ATH ) B TR o 2R ééi;—-g;.a; A5 g Bk
AP LR CSAMPrg B2 FFREH xR RFL FBe g FHETL -
B 4 o TEATERERLASRY LLS & L F RA<I05gdL § - A&
FEANMIA BN HAETREE 2 E TATR BN o

(2) B HEFR L

R R F Elf‘ FUAFBRATFTRER A KHEE MEL S 7EL T £
EEERE o & PNH s g ® & * eculizumab:}?a’\ﬁxﬁé%?‘” v B A B
% 99% > ﬁi@i‘é‘gﬁ\;{ TR E AR — A CS5 AR A lziv)gk
KiRiE e 33%3 45%2 B 5 bR B R 0 R IUEFT ﬁ\iiﬁdfi%;‘ 7184
oot Rh kT EFPNH @Y 5- R CS5HMIrHHMEF-F 63 L1257 & 74

o
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EHRFH AR FE T CS AR Z3 B8 Rk
m+é10%ﬁLﬂJ@5%’,az%ﬁw%@ﬂmﬂ e P EREFR L
PART EGF - oK AERITE 5 F- #3941 57 #4614 o

[ %friag :

L2 ) §%4 > ravulizumab TR 3#% Study 301 ¢ > BRE 2 A F 2 4
A "v'J % ravulizumab 8.8% ~ eculizumab 7.4% - & ¥ eculizumab 2.3 1 % F]7 2
FRINRHR AL LFATAF I LEETHEREL A 5 0%EG - 3
EFr IR AZTHRES S RBMHALZE HL RiEERAGE TR
C5 #REprd| Mz Fl & » AFEL ik TR % - 3 C5 7@‘4%*":}»!7# IE IS - s
10% R ZTERBY 2 Af PEAE2ZPHR%EFE HGFLZF-F 0604157
£ 74X o
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