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R E

v
Vil

o

é\w
e

e 11\
i “\i % w

s 5
=
I
P 72
=3

>~ ek

o
% B
by ¥
¥

W“‘

TR € R LA BB TG

Ghi € R EREWMSERIETP LA TR DERP
53 g RIE R [ i"ﬁ%& 114 & 11 # i» { 372 A&7 | &

LBoaprAksE (11583 1198 ) A5 % Af)s 24 £ 1 31

FPEREFIMOAEE 95i5%- 2042 R_~1%T 2054/~ -

6/63



114BTD01005 Voydeya

—
d
AEEE

Bet ‘17 droc e g2_(Voydeya ) A2E{FFT &
isxs/zE danicopan/50 mg ~ 100 mg -
¥ei Jil]/ & ;Li: Uiy N 90 _f:_;,i;é: _
WHO/ATC 75 L04AJ09 -
i * >t i¥ 5 Ravulizumab # Eculizumab = -
Y it ﬁ fé%? EZ ’ pisY f,%‘ e /Ravuhzumab/ 2
. Eculizumab £ s T @5 32 2§
SR (hemolytic anemia)z_ "3 4 & FF i = 2 43
A (PNH) S 4 s 4 o
RS EE = -
BRI i -
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. NICE ¥ &% g WKE X & & PR7+4 % (NHS AR
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ir ! CDA-AMC 3 Canada’s Drug Agency 4t £ ~ & 5.2 Pf F P ﬁﬁﬁ_ m‘ ; CADTH (Canadian
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 € m‘ ;
NICE % National Institute for Health and Care Excellence B 7i& & T R & § 4857 7 Ix mﬂﬁ?, o
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F RS R e PIGA AT PR iAo dx e B[] 2 59557
§4i*1i104’i%§%3%§30’%’W44¢$ﬁf%@DpPM{
32010 # 3 7 d AREGEL L ? WHILLE F LA R A2 AR TR A i
BEZ ﬂ_,:ﬁ.:l)%%ﬁ' BRI 22025 & 17 > AR PNHp 4 R 47 B Rk
L1574 3 3 2024 120 k5 = 29 A [4] .

PNH h3 R ek 2 A WS T2 g3 b (intravascular hemolysis,
IVH )~ # %£% % ¢ (bone marrow failure, BMF ) % x >3} = ¥ (thrombophilia )

@ PIGA # %14 glycosyl-phosphatidylinositol (GPI) #-v 3 B > 3% 3¢ ¥ 45 < (anchor) w?s % &
g W Ard) -9 CD55 v CD59 - CD55 7 # & C3 4v C5 #& i v e = ‘ffﬁ T4 ;5 CD39 #r
ssc ¥ 4 & ¥+ (membrane attack complex, MAC) &3 = [1] o

b ¢ 2% PNH iz s 3¢ (red blood cell, RBC) ‘m#z %t d GPI 4 757 CD55 fo CD59 2% 4 & % 2 44
% 5 % RBC 5 X488 sk spidfm BRBL[1] -

C - AR I B ek (hneage) = Eied ‘%\wﬁk Doy WRkid o w Spam e R D Ak 4 RER TR
Bt e AT RIER AR LR BR AN e R RS T A 2[2]PNH 222 4 2 2
2 g & (aplastic anemia, AA) & & 4p F&.’i B R 2 B ELY 4 2 g ¥ (myelodysplastic
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F LR S FEB s AP M R R Ik R R R B TR PAchR
WEa iR A FEE[] - PNH %4 & iypin o RBEPIFI Y B ke
1 GPI 45 T 3% (4= CD55~CD59) 44 4 » ¥ #5fic PNH clonesized ~ 9 % % # x
Wil cs AR B 2 TRk R IR, 2] - BE T Ik R RRLE S
¥ #%-PNH 4 % 2 4] (classic) >~ &% BMF % I §&/ (subclinical) = + #f » ¥ i&
¥5 PNH # sk tin sy > 4ok = 2 Bl- [1] -

4= ~PNH &% (8:2p[1])

& ug |IVH g 2 7 o o\ am e & 4R
& A PR eh s stk S [RBC 32 > 2 A7 f % |PNH granulocyte clone
LDH p" %2 & ¥ BT R ¥ size >50%
Bong s R (B & 4 1 3 RS 2 BMF g i ¥ (AA & |PNH granulocyte clone
BMF | %#&ERET) MDS) size 3 ¥ <50%
_ | #& IVH gk Ak & | 25 BMF 2 i #(AA & | PNH granulocyte clone
B i [ fp S H IR MDS) size <10%

* ﬂfﬂ.‘b‘%\’ﬁ G 1 f]'\;l; %o ek s o 7 4+ LDH /}Efi'ffﬁ]&“# o e

Ik ST LERE § RN A o SR &
LDH k& % F 4w ¥k & % % 4 PNH » 2§

v v
I ¥ PNH PNH # % BMF £ 4] PNH
v v v
A PNH 5% 5 | [ % BMF io#” C5 4| #(C51)i5 R
i & 4L BMF| |« % % ¢ PNH clone v EISRF BT
T F e R size e+ o &% C5i| |* B4 &4 F RS (BTH) :
R I H 4o CSi el 8 & 4 8 &

o & ¥ hi3 & (EVH) : 4 R it
FIB LT AR S R %
R R SR LER 2
o A FFHER R
* 145 PNH A #d #i0 (2:ch [1])
* F A IFwES T #N/T‘ PNH clone » @ # 7 #r 41 %] /% i ¥ % PNH clone Size & AR F o

S L LT ER R I P *“Pam. & BMF s 4 -
t £ }135 A B C3 4/ 2@ ie % (opsonization) ¥ Tk B F Ha F hi3 8 (chnlcally significant

syndromes, MDS ) g B 14 i (€[ 1] o
§ % GPL&TR 3o 44 % dhaime st 1 3§ dnse it G « & PNH B3 7 # % GPL&TR 30 b0 3f oo
"2 & 7 RBC {rv i 3% (granulocyte 4~ monocyte ) % ; 4p#*t RBC % % ,’é g %ln. e -2
&> granulocyte s Rl E { & 4 % @[1]
e mHir-};L ek b 3k (reticulocyte) - #c> M=% PNH ¥4 & 3% ~ &/ 2 RBC 4 = e
CES R R R RERR S HRB 8 hd g (FUpOR & e [lactate dehydrogenase, LDH]= % ~ &
._7% (blhrubm) A%~ i 2% 2 & & [haptoglobin] "% 1) > 14 3 REARE E[1,2] -
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T=p P4 A (proximal inhibitor) 3¢ 4 7 % Bl=

4 a‘é%?]i AR A A 31{’::;_ k4 =% (erythropoietin, EPO) k& » & & pF4d - EPO -

7

[upper limit of normal, ULN]) » & ¥ it % &
PNH » = 32 C5i g s 4
fi 2w g *hiA & (extravascular hemolysis, EVH) » 4r 2
FE %7 % #5478 (terminal complement ) e C5 - i

p b gL 4] PNH a8t in f 5 C5 Fr
4 % PNH granulocyte clone size>50% ~ 7 = ¢ P %

A ( complement 5 inhibitor, C5i ) [5-9] »
3% (LDH>LS & &
* C5iipfi[6,8] - 2@ CS5i i in g
mF SR E R & TR Flz - 5 C3 4
w #7371, 5] e
1T :3 48 %8 (proximal complement )

¥ it

B 7R C51F

¢1C3 % £ 4r4] > & PNHRBC % & ¢ C3b % FimAi6 5 o f8 7 oo
v km?e (phagocyte) Bwg 0 i@ H & EVH » 4r@ = [10] »
Fow ~CSFrg A (C5i) in F 7 & i BT (ip [5])
B R E L) ST e

S @ ® 5 F EL @;i = 'li:}‘rb%f']“i(ifltrinsic 1 [ﬁ o Ho@
) o L|(K1% > i ¥ |resistance) > 2 & eculizumab |C51 0 & 54§k
- (polymorphism)'| . 4 ) | & ravulizumab & C5 s & |25
ﬁ%%%%%ﬁ HaAE S R
. X B3 5|10 2 15% |eculizumab x ffﬁiféfiﬂ RN I 4 N
"~ 'BTH) o Tk i
BEET EF IR R TS I Ay I ETer Y e

2L TBTH) (v #4 | 2)ER* Eapd iz 1)

- 25 3 S0%| A % franT R S| B R Y T
ﬁ C3 4.4 2 5 % |({x 7 & |1 %5 PNHRBC C3b ¥ |#14(4ed 1)+ A
N ‘/an-(EVH) Tk R | B IR o g e | AT FIR &
" Mem K R) | B ipep
n.
. 10 3 35% g B e A &
%&BMF ( B 4+ *|RBC 2 =7 &_ n'.ﬂ?@m’»’?ﬁy%ﬁ'?r‘v
5 PNH %~ #f) Ry Htet BMF
- I;I\Tg;;lf;:ﬁ% 13 5% oo 3% };f? PRER

¥ — 1 p %PNHI}%’\mPi{;‘—r 32%m}ﬁ7’\ i# * eculizumab ;o F B & > ¥ A% C5 ik

FlH 7 H - 4 & %% (missense mutation) °
T oo A Tl R ] chdy
BTH) - ?f?ﬁ A ARG Rk BpEl
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LR R TRRE
gm \( $ 3 FB $r] 3]
—\_> MBL MASPs

Clr/Cls (iptacopan)

C4a
CD55% FD v+ %]
C4bC2a (C3 & 1+ p:)g — (danicopan >
T Ak EE)

FR s

amplification loop'

IT B AT R
* BT R
C5 Fr41#* (crovalimab -

eculizumab - ravulizumab)

(cso] co [ co [N
CD59* e

MAC

Bl= ~ A 834 &5 PNH chie* #4]7 2 B (2:2p [10])
AT RY i Beih i S 2% (classical pathway ) ~ 5 8 4 18 /2 (lectin pathway ) fv3F 32 i (alternative
pathway ) & it o 'm*®2 ;3 f2it% d MAC (C5b~C6~C7~C84r C9 = ) i ¥ > C3 v C5 eh4lf3
PR ClafrCladfssd L F & XE5iE C3b FHMY EALHRMIcH- e o
* 3T 0 CD55 3 & C3 4o C5 # it fF c25 3 5 CD59 #rd] MAC 05 2 o
T C3b 2 His FAfEen® B lmre e b cnincff 6 5 (V3 222 FD » FD #-FB 4 f# 2 Bb 117}
= 371 C3 ## i fF > I S%H> amplification loop £ 4 < £ 9 C3b ©
T BEZR CS e B sk zhad #8 C5 g v » T34 88 en C3 % £ 4] > & PNH RBC 4 & 9
C3b i 5 » 3 " eSS hBrlwre Brg > A ERL FHBL o
%ﬁ?’, > # : FB=4f % %]+ B(Factor B); FD=4 %8 ¥]+ D(Factor D); MASP=+ & #&4p b 55 & f& v
fi# (mannose-associated serine protease); MBL=4 % # % & ;& & % (mannose-binding lectin)

%3 s PNH cid 8 dr 4] (13 2

T
e L 2 .
T | é‘. ,‘]"ﬂ s

% :
AU | E RS e | " (RS PNH R P %)
e |2 E] | B

danicopan B} i* & ravulizumab # eculizumab %
iT FD || =+ | T K . . L .
o 41 (*3 ¥ %) 4o ¥ 5 5 PNH & & g5 4 chEVH
V7 1

t 1 : PR

. Pegce acoplan| C3 | i SC o PNH 4 & 5 4

iptacopan FB |/ #F | T JR
.+ .4 |€culizumab 1Y%
e § k| —— 55 PNH 7 ¢
#* 4! |ravulizumab | C5 " AY
3 2
| erovalimab IV | #54213 & 2 240 kg ¢ PNH 7 4

FAYARFELETNFLARE FFFREARDLLGR/EGELEA 2 )Z EFREFLEFHERD
‘Fﬁ’ﬁ, > 1 IV=#7% 1 & (intravenous); SC=4A T i1 &f(subcutaneous)

12/63



114BTD01005 Voydeya

*EpPEFRES TS E PNH A g Gl e 18 P,Iﬁt‘ﬁ%f%%ﬁ%‘*ﬂl B g
& (clinically significant extravascular hemolysis, cs-EVH ) |5 8@ » ¢s-EVH a1 3_%
WAF R 2P w Rk R E v i AT §={ % “cs-EVH R
(7] BT #r5 #& X CSiipdk 9 PNH A J’Kg ‘i3 ¢ R EVH> ik hE e
Pk d-v C3dHpl e B ZF 0 DRSO s fogk ok 2 B [12,13] 5
R oo il 2Pk s Faopke *%JL Zdg efiwT™ > EVH Vi 7 § & &
Zipf[1] » 1395183 v #& ravulizumab ¥ eculizumab ;5% ¥k 3#5% Study 302
(NCT03056040) > %% 10 % 20% £ 4 X C5 5%t € M cs-EVH > A
Vg RePEFTEL Iﬁ%l_ﬂ_ [14] -

F¥ cs-EVH » M il L AT FIRR S W S ] B R e e Ve
R -ffﬁﬁ*ﬂ*]l RAF B KA R R L TH ARG ALY hd o
Rereh ko @ Fwﬁ*ﬂfzﬁft*'a‘ PSR EF R R G (1] PP RERE SR
a‘ﬂ 312 B RE B hE o FHER C5iek 3B 2 0 b I gk 4p B < clinically
relevant) C3 44 2. EVH » ¥ % g & * i7=83r | RIo K » 40k T #75] « 2Rm > 5
Fedpil 2 & Ki.?é;z'%&ﬂaniﬁr:{%#wﬁ: A2 FEF PR GuE K]S, 6,8-10] ¢

B

SRR RFENARL PR

ﬂ\';%%'r‘% danicopan & - f& | &~ F Frf|A| > ¥ i % & 458 F]F D (Factor

% FD g scE B (e @) o FrdlF AR s 8- 2 C3 P ERITH &
PNH RBC  ; gfdif £ - /|04~ @& * C5i 7 PNH 5 4 ¢ L% 5] EVH b
R L

R FES ek B B2 2 & ¢ (WHO Collaborating Centre for Drug
Statistics Methodology ) # F » & {8 * % # 5.2 ATC 4~ %45 5 L04AJ09 - ATC =
57 TLO4AT ) #F %] 5 48 f4r+41# (Complement inhibitors) » } 2 3% ¢ 7 11 f&
= & > @ 35 FD #7414 danicopan ( & % 2 %) ; Cls #r+|#| sutimlimab ; C3 #r+#]
A pegcetacoplan ; C5 F#r+4|#| crovalimab ~ eculizumab ~ pozelimab ~ ravulizumab %
zilucoplan ; C5a #r+#|#&| avacopan % vilobelimab ; 14 2 FB |4 iptacopan[15] °

" TLO4AT | 175 ATC M 4EF > At it s R 8 g2 (1T i
HaBE (T EFTHAM) $TF > IR EL TREH | 2 ¥R 0 2
38 > & 7 eculizumab % ravulizumab ; & A 3K *U ATC 7 R 4EF > T304 B =
7 TPNH & T B B w Ak ) P53 BT AP " EF w25

f Direct antiglobulin test » = # Coombs test » ¥ ##] RBC % & & % *f ¥ C3d -
¢ Fd EFEAARTIINV AP H > Pty 2R %ﬁ’ GESR - $-3 0
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h@paEE oL Tygr F iff%-‘)?&?ﬁié‘vi Bk | LH (2024 & 127
2 p L AT ) iR * 35k PNH 20 # 5.2 & 5 danicopan ( & % # &) ~ eculizumab
fr ravulizumab[17]e ¥ 33 @ F A %[> 2025 & 1 # 21 p 2 2025 & 2% 19 ¢
LB F AR )]351‘7?/:»1 ok B I B x(FRSF % 1131414212
5% % 1141410592 55 ) 2 i * 75 % PNH 22 % &= & 3f 34 #7734 crovalimab-
iptacopan % pegcetacoplan[18] °

wh (g
CERREEE L

ook Er F R

ERIE AR T)[19]2 BiF a2 T2 R R8P L
LS AR F[20] 0 7 eculizumab % ravulizumab @ iz
FE ARG

s

o

& B% Y&'&/r}?#pﬁli B REEATC » 0 ~ AR ?%}Fﬁg#,a 25
ECAN 5»\!?314 LppmEr tE T ZUA B ILE P22 85 Tk 1z
AR R R B R AR BEREREGHE L T C5i (4 eculizumab
ravulizumab); 5% 113 cs-EVH 2. PNH = 4 ;?3 Ao Aigpgl - p R MR
C5i e 2o EVH » s 232 305 » 2 A% % 7. % & danicopan, C5i £ ;5% &
i AP iT N BT G T E P4 A e pegeetacoplan 2 iptacopan 0 4p B F AR BT 4
Ao METRDE2HBEEILS G AT R BRI o

i B ARBERE LD TSRS m2 B 5 (EH PNH § REPN §)

ATC ~ %575 L. A H iz | EERGE
TOERR amurane o
52 ¢ 1R |#Age
i * 1% L Ravulizumab £ Eculizumab % 4e |
L04AJ09 5 g o
Z 4 > 5% e Ravulizumab #¢ Eculizumab 4§ 50mg~ | & & it i
Danicopan |, ) s L
(% E D) w3 % e 2 f w (hemolytic anemia)2 "L " 100 mg | fz§* ¥ -
T B R e g o (PNH) S A 4 o e
WAPE BV g 0 T R RFEL AT
SERFE Y S XY 11 T XNy e ,
L04AJO03 TR %“gf“ & |54 A A
P 1 FaFx % 1141410592 %) ¢ B jmL | et
t . TE: °
CRECTACOPIN s L s b B £ & % A s (Paroxysmal [# | f
nocturnal hemoglobinuria > PNH):= & i
WOABE BT g 0 T EIREL AR T
MFLARKE EFP FRER DL FREGY
LOAATOS F/ 'i'% - & ¥R g‘vi‘v I ( NIy
FaFx % 1131414212 %) ¢ % [200mg| .
Iptacopan . o s o e
e g M R B R k& % S (Paroxysmal | A
Nocturnal Hemoglobinuria » PNH) = £ 5 4 o
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(3% o)

%+ CDA-AMC ~ PBAC % NICE 2 %Ef,%‘?fi#i"tlp L EERE 7
Pz FTHOART R R B F R P EE 2HFL & Cochrane/PubMed/Embase
AR R IR R & FOR TR BR S H@‘—éii P oavAp B TRk AT g % o

FEL P
32024 & 11 % 22 o

B3 2025&3 7 S5p LB ETHE
32024 # 10 1 22 o
SMC (Fteff) FlfA8s=mdF s 1302024 & 127 =

4

= o

I

Cochrane/PubMed/Embase 4= 2 % -
2025 & 2 P Tz e

3 1 SMC 3 Scottish Medicines Consortium gt # %4 £ i § R

(- ) CDA-AMC ( 4t

£+ [21]

£33 2025 % 3% 5P 51k 03 CDA-AMC % F 4~ B 4:5 " danicopan |

- NRAM 2

AR AT 2024 # 11 0 2 2[21] 0 £ BAFEHNE -

I BER2 BHiEE

‘v £ % CDA-AMC £33 % j 1% % i} danicopan ¥ & ravulizumab # eculizumab
S B g o n TR g ohias (EVH) $RASB & 2 i (residual
hemolytic anemia) 7 PNH = # Bt e FEREFIEE 4T L

(1) Aski i

A, 187 F PNH & & & > 2 i &7 )55 gt
(a) fd&x C5 pfw > R EE L D RERZFTY 5 CS1infy (4r

eculizumab

b) % Jf ¥ eculizumab  ravulizumab 4£ T 5% (T E| £ N LB
/)

v ravulizumab ) 2_ 4245 0% £ o

‘+§:¥

B

RS )>6 B o
B. BEEVH#$XRaFFH e > TH S0 23 ER<95g/dL > ¥ G4k ie
= I3+ #k (absolute reticulocyte count, ARC) >120x10%/L -
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FEogris o SRR ERECELZED  LAES R ETIE- FE
(a) ﬁ%]nl % & Mgede 4 danicopan ip R 7 ehh # @ (baseline) F #7RE L o
(b) mizFERKMEI T ¥ AT (lower limit of normal, LLN) 12 } o
Jolk EER T HA S T E AT TR R E .

B IE R A B C5i( eculizumab # ravulizumab )> & #x * pegcetacoplan

&R e PNH s ind iR 1 F ir B 2 i

J& ¥ ¢7 C51 ¢ eculizumab £ ravulizumab & & i@ * o

P

e i% i ik 0 @ & @& danicopan, CSi P % & * 7 AZ 4 pegceetacoplan
/V%WEVH ERABF LM P L HPNH X 2% 2 BRbd % o

iR CS1 2 = 24041975 PNH g & cuisfko> 2 o 4 FIEVH A 4
B2 HRFAEF LG ARG DT Reop L FRAE- HF
B w A Te IVH A EVH B 2 ﬁ%]nl % ¥F ~38¥ ¢ 48 77 /T A% (iron overload )
s Firee L B AR 2 5 & F (health-related quality of life, HRQoL )

?&%lﬁ”kgiﬁﬂﬁl%*”“F“@%‘mﬂﬁpkﬁﬁﬁﬂL#

d 3005 &4 @ Pp g or danicopan, C5i 't pegeetacoplan { F »xst & 2 > F]

poo damcopan CSi e % &5 * 7 JEAZ 4 pegcetacoplan ©

B ENF R L EPNH e F A~ e 2 5 e 2eiphriEH 2
FRoONEAEFFLETLR E (CanadlanDrug Expert Committee, CDEC ) %
P BEAR R AR L A FE R 0 e G @ PR Aot 0 danicopan iF 5 C5i 9
Ao B VA E M A FIEVH ERARZ LML 2 Fp T o

Feoedp ™ 1995 ALPHA 2% <08 @ 4 47 %% % (interim analysis ; N=63 )

C. F=xd*rabL ok AL 24iF-
(2) Frixie:
A.
B.
3)
iRy PF o i * danicopan °
4) A iEi
A.
B.
C. 7 J&¥# pegcetacoplan & 5 i@ * o
(5)
2. EHLHm
m,‘_ﬂ;gs‘ o
TE
3. iR AL
(1)
()
b

£ 585 RBC ¥ o ficfodij s = i -
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11 GRADEG®H: & si3® i o e B4tk Jom=s+ S #ci @ % > & HRQoL e
FEE S Mo gk § dp R HRQoL #t fr¥ g7 %€ £ » danicopan T 3 C5i
N BT R R A - B E R T AR N R o CDEC SEGTIIE (S 0 3R
% HRQOL % % ch3 FE 227 & 275 L F f% n R Fdgthenc L 4p T fir o

Q) iR F B TRAEE Rp O E DR S § R R AR S e A R
v H @ H A hde BMF ~ AA ~ H B & S e M) izt i F /2
Bk F A T AR G AR 4 pe e B PNH hF A 4H{es g5 % 0 CDEC
W 0w R/ g R AW AR e L T e F T

(4) M FERd 34 2 & E danicopan, C51 ¥ pegeetacoplan 518 $& Vb i EE I
CDEC %)% &£ % R #& 2 e it FF 80 #7717 (matching-adjusted
indirect comparison, MAIC )> 2 ALPHA # 5 ( danicopan C5ivs. % g, C51)
v PEGASUS 3i#% (pegcetacoplan vs. eculizumab ) 1% % i¥ 5 FHL kik o
CDEC % » Bt gy < 3l i+ o'l #1 ' 4 % % danicopan, C5i fe
pegcetacoplan 734p ¥HF sxfr¥ > 117 di sy chigH o CDEC » dp o R
¥5 * # danicopan {= pegcetacoplan & & & * o

4. TREFLE

(1) 53 £ CDEC i ik & oy 4 &5 GABFI R4 2 3 Pk
Fle 7R A& F ) g A A damcopan Tk & 7E 95 40%:0
PNH 5 ¢ i F #% CSlipf it o & 03 i 10 5 30%u5 £ F Jt@?]i’
A 20%3 30%-‘}?3 L e EVH #-# 3% 2 HRQoL 7 if -

(2) EVH Z % : Tk ?\#H 10 EVH 2 § 2 %% o i EVH s 80 g #2042 ¢
o R R F] o @ 3R R A Ak L (hematinic deficiency » 42 4
Z BI2 48 ) T # L BN 4L o 0 1 FEN IlisA °

(3) H @ ioRER TR Rdp N EVH foF L o o & L 45 L

i GRADE ##4% k kb (Grading of Recommendations, Assessment, Development and Evaluations ) :

L 5% Bk £ b & (riskofbias) ~ ##x 1+ (precision) ~ — & £ (consistency ) ”3:})‘51:1'1 d
;;&]% » 11 % g 4 ik £ (publication bias) % » 17 4 f]}iﬁ 5 (% P SR ) T A E B
pi % 2 Bt B T (certainty ) o & AR M A T 5 % o7 g AR S o

I ALPHA 35 p A9 7% 123 (T adFgEn [double—bhnd]) i R HREEN o Lk
kR %%?Ji FiRT e i F 2% >2g/dL m/ﬁﬁ AL ) i@iﬁ%li ~ARC -~ ﬁ?]i Z £ ~LDH - &
R EAEARBI T S A e

K ALPHA 5% p £ ¥ 3% 12 ¥ HRQoL % i* » # 4% : FACIT-Fatigue ~ EQ-5D-3L ~ EORTC QLQ-
C30 -

! CDEC =% > 4 = MAIC A % £ #73 ¥ it chig 4 F]+ (effect modiﬁers) & 3f {8 F]+ (prognostic
factor) » #c i % AR ¢ % H 2 W03 ¥ iv chB F L%k @ ALPHA %5 {- PEGASUS #5%
SRR bR Y NCSIR A R LB G B A T RR BT 7 L ke B e
YA rr o @ 2ty MAIC 2 7R "Lr}a g AF F) 5 fr’??fﬁé F]F F e Box AP o EEE
I - RABK o AR % lé? BRI A o
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i R dk B EF ISR L 2 G b6 (R A A L A BT AR )
IR SRR ﬂi%]x'u i 4 B HRQoL #-A7 ¥ " i o Pegcetacoplan £_4¢ £ + ip
Fres-EVH e & 0k 58/ > F 5L T2 =% ,fflis&’;*’* BTH >
LB A ¥ B 4T E ¥ 34 o & danicopan, C5i ¥ % & pegcetacoplan
PNH & 2 8Up R ehB-it o @ — e A R % pegeetacoplan g 4 FF
B2 BTHS 5 A T A3 » &

st # % sz * danicopan, C5i °

4 ZER% I‘J £ 2 ¢ CDEC 1% | danicopan siE 3k A2 4000 05 (2 7 50 22 40 £ <

(=

- JEE b % 4 1 C5i (eculizumab fv ravulizumab ) i #* 52 £ 8> 7 & i3 i
B CSienim® iEi2s 0 LFEFEVH ERA A (18 P » 7 PNH )]% X 1
% C5ip% % & danicopan, C51 A FIiZE R F* 2 T RSB F B
Pl #% * danicopan > fe £ F M * C5iR| 7 fyt =326 forkp o

) PBAC (;£:)

#£3 2025&# 3% 5p L1 PBAC %7 medicine status | £ " Public

Summary Documents by Product | & &g » B 423 [ danicopan ;> % & 27 & % 4p B
ZFRPHTRELT 2T o

(Z)NICE (# &) [22]

£33 2025#3 % 5p 51k 3 NICE % F 4 » M4z3 danicopan |» & & -

W AR FERERLI2024 £ 10 7 224 [22] 0 £ BRFEHE o

|
=

(1)
2)

NICE &3 7% % * % i danicopan ¥ % ravulizumab £ eculizumab &% +4r %

cw i T AR Bk P PNH & 4 o 2EEHIE 24T

Bt AR CSiipk s 4 cs-EVH
#RRE R RF £1%% (commercial arrangement) % 3737 dcodk iR & 5 o

7

# P By 78 22 & danicopan % 5 eculizumab 2 ravulizumab % 4e & 5. > W%
WisRE 2 os-EVH S PNH & 4 5 &+ 1 E R 3 ok ™enif * M1
’/'“Fi o

™ ® WV i Bk 5 danicopan 1T i ravulizumab £ eculizumab %4 R0 * LR G ARG
s 4 i 1 PNH = £ 5 4
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h‘"

i b

©  TRARS&S %M 0 & ¢ danicopan, CSiApct CSi M - i VR 8
D A f“i‘ﬁ?]i % $ o 2@ > 4% Z danicopan - pegceetacoplan 8 &1t ﬁ
Vpoom BRI RS S B A o

* EANTRCS BRI ARFRIEF AR REAT N DR

g
NICE ¥ £ % ehz B RF X & & PR72% % (National Health Service, NHS )
e 2 #%}F\ » #iE 3k % 1 danicopan -

wa@
F_*

w
0

e
Y e

# R T #& 1! pegeetacoplan 5 danicopan, C5i sivi— %4 &> 305 C5i &

2o EVH ; #8m » #h3R3=i5 | % (external assessment group, EAG) 335  cs-
EVH e 08 & J2 8 @ v C51 iof » Pl 24 57 i 42%“,]9 eculizumab fv
ravulizumabe fk & RE L # RRF BB 3L B * C5i &2 5% EVHe
Tk & 7 0 & ¥ cs-EVH o Tk F i ¥ € B 274 ® > @ pegeetacoplan
AP NHS si— F i * dugagFrdl s 5 03040 cs-EVH s 4 7 i FIB £ %

¥ (bl4e7 8 p 7% 47 pegeetacoplan) @ # Ff R, 4% & o

FE P LB s M A cs-EVH o FEio R ERE 0 Flet 0 L f
£ %% A o pegcetacoplan T Eipengd 5o

4. B kA

(1) ALPHA 3@‘56} : danicopan, C5i ‘e & 2 12 FhERH @ HA 0 L FEAEZ
L T"&ﬁ%] R0 THFREIFA, Co e Poank Ay 123 24 FH
ST (open label) it L B € Bom s HW CSiinpis 7 AP T o

¢ 4 0 danicopan, CSi &2 CSi 8 - i 4p 1t & fefk 2 i o

(2) Bz " YRR L 2B o ARC 4o (s ehd Biksh R E b A
g A F]F A S F)F A T HEs PR 18 6P Ak M) 0 H A B R 07
T wE RWRE ~EAG v € ¥ivi MAIC chig & 72 i & @ 1)
danicopan, C5i fr pegcetacoplan (4p 5 <% o

5. fREFYE

(1) ipfd ik & fdp Do AR P L PR BRI R TR gk iz R (A
HEp AT ?ﬁ?lﬁﬂiﬂ?‘]i )r & d IVH 314238 ¥ 3580 F CSi ch®[E ks

Fd EVHslde? 5 4 3 fiﬂ};ﬂi%]i » P ec* pegcetacoplan ¥ it { & if o w3t

3 SO%ﬁﬂPNHf}}iﬁ % CSiipfpivg o> ]30%rﬂflis € % 2 cs-EVHe

nOE R 2 4 £ % P B4 2 MAIC# 5 > 2 ALPHA 5% fr PEGASUS 25 i % it 5 7
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1 R €305 0 B WAL & danicopan * *t ¢s-EVH e 3 =8 & o

(2) cs-EVH # %7 ¥ Rfph i34 cs-EVH 23 3 2% °- ok & 1 1
EVH &7 7§ #-it f= % & fr ARC 2 8 & Tk S dicfom it - 44 o o pF
Pk B 2L 2 8 R F] G A IVHD £ 4 PNHRBC + 5 C3 i ff »

(2) A& FETA
B Fop T a

(1) SMC (gt i) [23]

$£1 202535 58 5k SMC % F 4~ BéE3 "danicopan ;> % J& -
FHARIPM 2 R AR A AT 2024 & 12 0 2 2[23] 0 £ BAEHTS o

A HBHEZERE BHIFER

SMC 3k F 1% % it danicopan ¥ % ravulizumab £ eculizumab 7% 4¢ P
skl § A ARG &t B e PNH %\ﬁ:}fia AP o B i g 2 ”li%{ngationalPNH
Servicederuz 3 » F Wi * 3T EEE B RE g s Z ¥ 1714 > % (Patient Access
Scheme ) # & ik b -

B. @iy

ALPHA #% % % &1 > £ 5 C5i g'v’ﬂﬁéc # x> danicopan £ % [ &|4p A%
12%Fchn 2R ERF SH3 algxeacd o

C.

\\\Xr

Y
5 o

SMC @ #3&k3 i % % 14 pegeetacoplan (SMC2451) * 55 i@ * C51 007
I3 R fé:' R F e chPNH = & }}% A (‘“3 #& National PNH Service ) » ¥ 3%
% pegeetacoplan 3 & % B 4p B % °

D. Tk »xF kAL

° fRsk % g4 2e o NHS 72 f PNH ¥ % ¢ «~ (PNH National Service Centres » ¢ Leeds Teaching
Hospital f= King’s College Hospital & = ) sk i d - R > T35 85 B 7 hd & L § 3R cs-
EVH 5 ¢ éh2 872 4 F i £ danicopan 1% 5 *it 4 & &

Pl o ¢4 & SMC en% e 3tak 2 &5 2 (orphan equivalent criteria ) » SMC L 3 S 7AGEF ¥ {
* 1 FEENE o

9 B H% 7 National PNH Service » P % ¢ NHS England 724 » & &2 gRa jf % ¥ cha £ 8 =
&£ 3 RIERAR 0 5 K 40 PNH g5 4 48 # £ 4% o National PNH Service % #f§ # ® PNH
i A AT R SRR AR R R R Bk
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(a) i igd:

* ALPHA % : danicopan, C5i &2 % &, C5i4pvt % 12% e 2R kAR G
PP FEWRA L ATTL o4 BT R R A s 12 @ BB
b ohEg E e A o ;}{;%%J TR T w2 F 2 3 >2g/dL g A Bl \iﬁfﬁuﬁ%]
x ~ FACIT-Fatigue™f= ARC -

(b) L&A T

. W&w@ %"ﬂé%%af@%&&«wﬂyﬁ,ﬁ*ﬁakiMMC
%% F - R0 P 95%T i % & (confidence intervals, C1) %% » wc &2 3

ip R vt ﬁkr danicopan, C5i ¥ pegcetacoplan £74p ﬁ}% QR S

o L RrfeX DM EH  ALPHA #% % 12 3B aZR P LI R ER
eSUS TR R B VL R A T fgéﬁfa“r{ £ 8 il -

LI =1 ﬂ\ﬁ;: % & PNH =% R [+ % danicopan 7P %% » ALPHA # 5% ik &
# %71.amzo>75}§4;;?34m,§wg,;%k4ﬁsqo

e cs-EVHZ % f2k 7 i+7 > cs-EVH 145 BRIG5> @ * — k5| chfpsk %
Bfrgp A2 F37E o SMC 32 s ALPHA 5% g » iR 4p 3ttt (& 2%
<9.5 g/dL ¥ ARC >120x10°L) > ¥ T i;é—'ﬁ i EAT 6B NEXE
Fa o W 7 FE T ALPHA REEE I ik LT T H 2 I pR
% B B fRAiTRF cs-EVH m}}ia A o

2. RFFAEARME 2 r
(1) ==z
A 3R 2 * >0 3F Cochrane/PubMed/Embase 7 + Tl E 2. = j2 P 4o ¢

"1 3] PICOS s #0512+ T40F [t & KRS RATEL A 5T 24
¥ (population ) ~ ;> = ;# (intervention ) ~ K > ¥ P& & ( comparator ) ~ f ><ip| £
ip % (outcome) % 77 3 33+ > 2 (study design) » B HOF i i FIL 4o ¢

Population Ao~ it PNH 4 g CS5i Tef {6 413 EVH
PRGE A KRR CSnR

Intervention | danicopan ¥ 5 C5i &%t 4c 2 5.

Comparator A% 2

Outcome 0§75 »c ~ HRQoL 2 % > {44q 4%

Study design | “£ 18 ¥ B 7% (randomized controlled trial ) ~ % 3%

" > % Functional Assessment of Chronic Illness Therapy-Fatigue °
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M }I% W B T AL L & F7 (systematic review & meta-

analysis )
& BB+ it 2. PICOS - i%:% Cochrane/PubMed/Embase % ~ 1;%:;1“‘#/'& » 3 2025

£376p 1> ."lrparoxysmal nocturnal hemoglobinuria p" extravascular hemolysis
% Tdanicopan ; # s M4EF & (TH0F > F -2 8- -

2) HF %

32025 F 3% 6 Pk o ik M 4EF i FHF > & 4> Cochrane Library ¥
3 8 £ F 4L ; PubMed ¥ 3] 19 £ T4 ; Embase 7 3] 42 & F L - g A7 2 2 Rk
feL WD 56 LFHR - gEL ?/‘Jﬂ‘ﬂ’i‘\g{ #%Jﬁ R #*“f‘i‘ﬁ NEEA S &
PICOS 7 ## '» & 5 T&&péﬁﬁﬁ?ﬁ?l CESTRINAARRERF X
Bor3 A2 g S RE Alexion Tt hk F RS I B HBRER > ¢ 2
ALPHA 222 #7 ¢ A4 2 %[31]- % 72 % & i Bis % [32] 7 2 2 £ # HRQoL
FRZAEGEFL[3] S ERZFATTHR AL ITH RN ESFFLA
(European Medicines Agency, EMA ) % & 3F 4 [34]2 A 7.5 % 57 o £ B if
A AOF T2 R dold

A. ALPHA :#5% (NCT04469465) [31-34]
(a) %331, 32]

ALPHA 2% 5 - R~ S W 5 7 o~ FRFR L 5 I S~ % sk
5 3= danicopan % % ravulizumab £ eculizumab % +4r % & 0 * 370K cs-
EVH 7 PNH f}lis AZ AR TR X 2o 3RS d Alexion F B4 o A4 p 5 2020 &
127 > =m=p 52024&17 o

ARG EER G 18K PNH 5 4 ~ § cs-EVH (€& 3 & =2 %<9.5¢/dL

® ARC >120x10°/L) ~ ¢ 4% ravulizumab =% eculizumab #£ ”I;mf,%‘ U>6 s
% -] #>30,000/uL - & }"%“i’ ¥ 429w 7% (neutrophil ) >500/uL > ¥ § "G% W B3 R
( Neisseria meningitidis ) % " BARRER R e ﬁ; e R ’ﬁ’

# Jf_ﬁ_:]);q g~ © G AT R4k £ g (complement deficiency ) ~ F & Jp ok e AA

S

S 4 5 ALPHA RZHR e E B S 48 (A 55 5 24 B %29 ¢ 2 47[24] ¥
48 ¥ if Bk % [25]) % HRQoL % % (% 24 i¥ i Bl %[26])-

AL A 29T AR E RN I TR Rk S S (NCT03053102 &4 A 422 i > 3 B 4
h % 2 gk 4 F[27]% NCT03472885 4-#f cculizumab ¥ - jof & 7 & 4[28]) # 42 L5
L‘Av\‘}‘rvjfk[29 30] o % B it 2 iRk L H A% mberv;;Jm#Mfr:;};a« i€ A
f%*—‘?-“r-r"g" fs ehd ’L#Fl*/ﬂ»%'L Ry 7 {/EJ_‘#FI*?L»_S BOF AR AR R R % i’f’i??% i '@5—
AR

v :%ééﬁ&a—a 24 FHE AL ER IR RGN -
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Hiw BMF'~F Bhdid gop Ve 8 8 5lde o ok 5987 @ f# (cholestasis )~
T3 IRiB R ¥ <30mL/min/1.73m? » & B %4 HIV -~ B+ C ”"F‘]’ °
e

:\

RIE PR R
HEY %‘f l Bt T L
‘ e R ¥ 1 (TP1) e R ¥ 2 (TP2) (LTE) R
I Y I Y 3 I ” 2 "
#F (5% 12%] 12 [5912%] 24 [##H2&]
*>18 PNHf * . .
ecsEVH : % %= _ danicopan, C5i (N=57) danicopan-danicopan i& » LTE (N=54)
4<9.5¢g/dL>* ° # %L 8¢ CSi” N ,(NZS_‘D;) —>e 44 #2 5% danicopan,
ARC>120x10%L | * © P& danicopan TID ~ ®# *iL ¥t CSi CSi o
T ——— e v JR danicopan TIDf
li big % % §is) o 2 EMT AN D R)vh kR
?;;2?;f°i’ bl S 5oy w3 20 4 ek
o] HE % [§#|-danicopan
30,000 % F 4, C5i (N=29) i P i » LTE (N=26)
v pispRHRMOT e osi -*TiiﬁQQQQM&
>500/uL DR B A TID e v JE danicopan TID' L 7e R
VL R iR pocdp R A p 1 2022E60
PR WA 2024510

sk 24 % AR CS R LSRR E 2 LEFT IR eculizumab 900 mg I 1500 mg Q2W ; ravulizumab
3000 mg % 3600 mg Q4W & Q8W -
T danicopan Az 4ic B HE 5 150 mg 0 7 iRIRIs % F B 4 2 200 mg ©

B = -~ ALPHA &% 3[31, 32]

PR E 45 @ E P (screening period )~ & #F 12 ¥ 7 ok ¥ 1 (treatment
period 1, TP1 )~ 12 #F B 38 v %0k 2 (TP2) % £ #pae @ ¥ (long-term
extension, LTE ) » 4c@| = #7171 o & & i i% s A 2v TP1 11 2 1 "gfs 4% *3
danicopan, C5i = & % F&[, CSi e - 2B % 12 % Pf2n (&» TP2) RAA
PRI A, CSi gm)}% ¢z % ¢ * danicopan, C5i (12 fj #% /& #-danicopan
i )» @ danicopan, C5i s et A R a4Fisf (T @ A danicopan-danicopan 2 )e
it = TP2 {64 Feie » LTE #4#< danicopan, CSi in i -

5 b

A
12

(3]

1£ﬁﬁ%ﬁéﬁﬂi¥12ﬁﬁiﬁpkﬁ%w’2@mli@gﬂ
E2gdL ARG R TRA L& o MeET R Goadpthy % 2EFRIE > A
ﬁa?li BT o g F 22 g/dL s 4 B :ﬁfé’uﬁﬂﬁ; Ve A s AT F

i

i

S

V bldrE R o iz B4~ 199 Ef]’i w2 ¢ % 3% 3¢ (anti-thymocyte globulin) & ¢ % $r 4] #
(immunosuppressant ) ;5 “f/»é’b BFrd| R B R BIEFET D 12F 02 ’1‘__\:4%‘56? ?‘fv 24 iF
AR A R NR R R -

Y pldos e F] 3+ 4% £ (coagulation factor deficiencies ) ~ & % = | % 4% Z 4 % sajx (idiopathic
thrombocytopenic purpura ) ~ z»;ua. * i (Von Willebrand dlsease)

iR A mﬁg‘lﬂ. R (&FEw 6B N ﬁis?li >2 % vs.<2 = )i iz & kB (<8.5g/dL vs. >8.5g/dL )»
™z K@PB AAO(EVSE) BEFEAK -

VRE G %%rc)»ﬁie?]m ' 2% @ &% F 3 (protocol ) ﬂﬁ&ﬂ”%] dpal(&#my &%k ptke
& iz 35<7 g/dL ; NITRE AR > & 2 E<9g/dL) -
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¥ FACIT-Fatigue®# i » 122 ARC %1  # i =0 & fondpth e 45 ¢
it g% %1 PNHRBC type lI™n C3 5 Boymfivt b ~ Bk § & (& 4245
s RBC ¥ imficfrfit i de) o R R R D B ¥ Py 4 0 b3 4 % iy
#%A] & 35 HRQoL % % » 4 EQ-5D-3L 2 EORTC QLQ-C30 % -

LDH k& %

pé%ii*&%‘ HRhoAp R T 47 0 FA R fonihd A EF LR
RI# 3 A% Lrg A (hierarchical ) 15 & M 4E =0 & Fovcdg R » i F1F M
Al - #Fe ‘EEP PAr SR AR E 63 A A e g R [31] AFRE TS A & B
/e & @ ¥ (intention to treat, ITT ; N=86) ** TP1 ~ TP2 2 LTE s »adp i
%[32] %X 2 MAp R RIS R T 0 - AR BTy LR HREFAT

(b) s 4 I $ (32, 34]

R £ G 111 I“Ilis A3 86 fi«‘}]is A [E0F= SR WL WA
57 * & %3 danicopan, C5i % > 29 % &%t % F&L,C5i % o H¥Y » £ 82 A %=
TPI>80 * = = TP2-70 A % & 2 & 1 LTE[32]-ITT *% ¥ enE & ¢ =8 i 54 &>
H63%5* M 49% 58 4 > 37%5E oo "W% P oix#cs 7.8g/dL > ARC P i
# 211.3x10°/L - }ﬁi A Zf‘LFj RS CSiL B PR E R By B S 435
#E 0 X6 3 EE T @ * ravulizumab 7},—\,}«1‘@-}%‘ ) 9 & b i L SEFiE T 6 B2
R F R [34] o KR 3 0 2 Eend B KA 00 Em AL <

R NP

F = ~ITT *% % AL 8P # 4<[32, 34]

A B Danic&ci]pins, 7(;Si iz x @(Ij?d: \ g95)i iz
e, TIo(§ F), & 52.8 (20 3 82) 52.9(29 3 77)
L n (%) 34 (59.6) 20 (69.0)

5 4,1 (%)Y 28 (49.1) 14 (48.3)

I A n (%)BY 22 (38.6) 10 (34.5)

& 2%, T ¥(SD), g/dL 7.7 (0.9) 7.9 (1.0)
ARC, & #5(SD), x10°/L 247.6 (97.2) 222.7 (115.4)
LDH", T #5(SD), U/L 304.0 (123.6) 286.4 (93.1)
FACIT-Fatigue 4 #cf, T ¥5(SD) 34.0 (11.3) 31.7 (11.0)
GFED 6B PGB, (%) 56 (98.2) 28 (96.6)

Z i 45 FACIT-Fatigue(version 4.0) > if| £
52 4 0 AR R A PBARL o

a type Il % 7 145 3% m %8 & # B 3] PNHRBC * 53CD55 §v CD59 = 4% £

type I 5 CD55 4= CD59 &

5o 125¢g/L -

ﬁﬁ A E J\.’J‘_-‘a & *j-%"

¥ ERMEN A T

5o 2 f e B0 3

stypell 5 384 4% 25

¥ % i& - PNHRBC type II[{& v+ vh’ﬁi]}i;mﬁ;;i ARG M
b i EEMRBEIIF ETT (LLN) 1t o

sk s 11 g/dL;

© HHEFHTFTARENTF AR AKSS A D T5% =S TPIFEFH P 247 (63 4 ) 4 ™k

WEREE T FlRooem & 5 M
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A3 Dani%(i]pins, 7C)Si iz % ﬁ:ﬁfﬂ]z \ 2C95)i iz
B = e, 0 () 2000 3 8) 300 1 8)
£ ¢ & * e C50n (%)
Ravulizumab 36 (63.2) 15 (51.7)
Eculizumab 21 (36.8) 14 (48.3)
CSiiop# FPEmT, T15(SD), # 5.1(3.6) 6.1 (4.2)
PNH # § i S, = 35(SD), & 10.0 (9.7) 11.0 (9.5)
SRIE RSO 7 LG = 57.6 (26.1) 53.7 (28.2)
¥5(SD), %
PNH RBC type ll[z7 C3 ¥ £t AE1, 1340182) 104160
= 2(SD), %
AA 7 ¢, n (%) 18 (31.6) 8 (27.6)
MDS 7 ¢, n (%) 2(3.5) 3(10.3)

*LDH %% &5 135 % 330U/L -

T — &% T 32 FACIT-Fatigue ~ # ¥ 5 43.5 3 43.6 ~ (%ﬂﬁﬂ 03524 »AxM A N LR FH
P F R EEARL ).

it 4"’\F| TEXCS kD Pé‘%wgﬁ KLE PR o

§ J_PNH # %73 ﬁfa X sk R (informed consent) HpF ¥ o

€ eV ez k&R 2] PNH RBC } 7 CD55 v CD59 = 24+ 4 -

‘{ﬁ”ﬁ, 2 f © SD=12 % (standard deviation)

(C) A 47 % % [32, 34]
L ITT %31 & A 45 % % [32, 34]

AR 2 MRS R RoedptR e 0 A5 12 R TP1 ¢ > danicopan, C5i ‘&
R AP F B A FALCSi o A ot R pocd R TAW D B 12 #en
iR ERRN | ToEARL 23g/dL (95%CI 5 1.6 2 3.1g/dL); @ tf st
i ¥ 1§ £ > danicopan-danicopan ‘& s 4 F piCE 12 D F 24 3% (TP2)
% Jgf #|-danicopan .E_rﬂffs AP | R 5 danicopan Jpf 18 0 < F Bof rdp
273 freed o dod N o &% 12 3 PF 0 danicopan, C5i e ihn 2 GHEF WL
f’?l} C5i & > @ % [ -danicopan % % i * danicopan /o s > p % 14 3B 402

L ETARITAR L > X T RIFD) S T2 1% o

H = &R *{#ﬁ B om0 2 A IS 72 % T 5 LDH iféfi‘ﬁ”‘ﬁi#'] 247
(<1.5xULN); 2 = & 4% % danicopan i s » "84 % 2 PNH RBC type Il
C3 FEimfsas #recd > P 2xh @3F 3 % 72 o pL b > 2 2 A 3% % danicopan i
K fs o T i’lﬁﬂ RBC ¥ i=#c% 3 #“7# *° (danicopan, C5i ¥ 4% /5% 12 Fen
ﬁgj o B 8i 200 0k 123F6% 5 07 7 2 A, CoH eafkinks 123
2230 0K 126 5 06)-
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2, % > danicopan, C5i 2 & 5 12 hEER PR A n R ERZ F K
B %R 6P R AL CSik 0 P otk & T2 E BB T (0 -

Fon s g rA 45 5 % [32, 34]

o ) , Danicopan-danicopan & % [ #|-danicopan & |2 &%
R redpih/io R e 2 1k .
i TP1 | TP2 | LTE | TP1 | TP2 | LTE |[TPI £
T (wk 12) | (wk 24) | (wk 72) | (wk 12) | (wk 24) | (wk 72) | & 2. P
SCONPEY -3 RS 3 574 | 554 | 544 | 204 | 274 | 26+ E
S
BHESHp g R ER ’3 2.9 B 0.5 23 B <0.001
g1, 15 g/dl ' (N=50) (N=28) | (N=26) :
M 4=k & o oty
%ﬁsal FrRTe A3 s
544 |418B4| 537 0 29.6 | 462 |<0.001
>2g/dL £ups 4 v b, %
et e , 80.0 79.2 :
¥ G a7 A L (5] O X
@AM g 6% | 789 | 800 | (Top | 276 | 8LS | (75 |<0.001
% 4y 4p vt S FACIT- 81 62 B 24 s ~ <0001
Fatiguefzz £, T35 (N=56) | (N=52) (N=28) ' '
RANALHARCES, L | 879 | 08 | =536 | _ | 0001
T35 x10%L | (N=50) (N=26) | (N=26) :
= & ok
AN LDHER | 256 | 236 | | 169 | 1.0 ~ | os3
g, T UL (N=56) | (N=54) (N=28) | (N=26) '
g A AR R e F
i 116 | -11.0 — 14 | -63 —  ]<0.001
iv, T3 umol/L
PNHRBC type 57 C3 3| 144 | 137 | 107 | 294 | 11.7 | 141 B
A, 5, % (N=50) | (N=50) | (N=41) | (N=24) | (N=25) | (N=24)
. . N 23 0.6
= > T 3= — _ _
ﬁ%l_ﬂ_ RBC H i+ #c, b= 0.7 1.3 (N=24) | (N=24)
i . 1.4 03
s T 34l34] _ _ _ _
i 08 (N=24) | (N=24)
LR ERMRAEI TR
R EATRIE 263 | — - 0 - — | 0.003
R A (N=26)

K vcdp R A A v R i T35 12 Mixed model for repeated measures (MMRM) H#-3] 4 45
X OE & auszall B (EFED 6B @]L>2 X vs.<2 = )i i kR (<8.5¢g/dL vs. 28.5g/dL)

ﬁ.ﬁﬂ B R ERTAR o

* R AY 128 (38~ TP2) R FA, CSi w4 2o @ * danicopan, CSi

- ﬁf‘%iéiir'ﬁii"!FACITFatigue LB G 4353 43.6 & (%ﬂﬁi‘] 0352 4 »AxmM A Lk FH
3P ¥ B 2 B84k < ) o FACIT-Fatigue »* PNH s ST e g ( minimal clinically
important d1fferences) T LLSA o

1 & * Cochran-Mantel-Haenszel test #& 7_> 14 ﬁ%]n'; i € (FE= 6 B2 p ﬁg?]n’r_ >2 = vs.L2 &) e
& ik kAR (<85g/dLvs. >85g/dL) ~ & -

26/63



114BTD01005 Voydeya

L =2 A 45 5 % [34]

;E;é‘r;)]% At s s fE % PR B8 TE OS5 R~ EERER Y D
C5i (eculizumab & ravulizumab ) ~ ﬁ?i I ¢ (FEH 6 B PN fign>2 = vs.<2
T )~ w2 Z2 kR (<85 g/dL vs. >8. Sg/dL) RET AP AL B R
(AH D% 1285 ERRARN) 26 DR RFEA ek § 21 & 045 %
G- Ko ABRIMAESLE -

~E

(d) HRQOL %% (35 p = § 4 £ [33])

HRQoL & % ¢ 4 FACIT-Fatigue » EQ-5D-3L%2 EORTC QLQ-C30% ° 2 ‘2 3?
B o3 % danicopan 75 12 3 {6 - FACIT-Fatigue &2 L 8 4p vv erec L % i o) T
FRERZR (LHGLI P SA LA N ) 2 A RAFT 5 728 3%
dedq cEQ-5D-3L % 6 »2 ek i) 4 e d vk 100 - S0k T 350 1 (0.86 1
0.96 4 )+ ¥t % 1224 40 72 3 342 T *- B 4o % danicopan i 18 chA Bk
gr A dpdpitat 5 s o @ & EORTCQLQ-C30 * 6 » 2 m e R B & ~ £ 48
AR R A A B - SRR T A Bk B AL KB AL
danicopan ;o 4 cA Beer JHp ARt ek § L o

FA A 3 0352 danicopan in T R 4 R F 2 B ST o e g
2ok R AT 723 o £ P10 TP2 e LTE 40 45t (P £330 0 A Ha s
B TRRACT G B8R B i B2 T eha BLHRQOL % o gt ¢t "‘f 7 FACIT-Fatigue®
B 3 5 ¥ EQ-5D-3L 2 EORTC QLQ-C30 ** PNH 5 4 ko TR TR LR

# 4 ~HRQoL %% (#2p 3t ¢ 4 & [33])
Danicopan-danicopan ‘& % [§ #|-danicopan %"

A8 TP1 TP2 LTE = TP1 TP2 LTE
(wk 0) [(wk 12)|(wk 24)|(wk 72)| (wk 0) |(wk 12)|(wk 24)|(wk 72)
B ILRE A B 57 4 57 A 55 4 54 A | 29 4 29 4 27 A | 26 4

340 | 42.1 409 | 403 | 31.7 | 354 | 37.7 | 36.7
(N=56) | (N=52) | (N=50) | (N=48) | (N=28) | (N=25) | (N=27) | (N=24)
EQ-5D-3L" (US 0.84 | 090 | 0091 087 | 079 | 0.86 | 0.85 | 0.84

HRQoL & % /i 5%
B2 ISR

FACIT-Fatigue'

4 »# % European Quality of Life 5 Dimensions-3 Level Version » £ 3 5 ® & » > & 3 (7#a 4 ~
AARAE~ P B~ AR E A~ g2 B4 o & ficik gz US Health State Index i& 7 4c 2 &
RE o Sl AHFRIO0 (7= ) 2 1 (R2ERE)-

® 24 % European Organisation for Research and Treatment of Cancer Quality of Life Questionnaire
C30» & 5 FHEEKRLE SEA Rtk (P2 R[F I FE A pFER] 24 #i[a
T~ R 0 ] F—“‘ﬂsb[“&E E}‘é]\v\}fr’}%ﬂb[jr‘é;v& ;E‘atﬁ;]\y‘igﬁgg[my_i;—é‘y}i
VEB]) 3T E SRR GRF s R ) R 6 - R (B R
B AP SEETEN S (A IB) o F B4 0T 0 2 100 A 0 BRI B R 8 4 R AR
B A For AR E AR R ApiRAS R 4 & T R AR E -
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Danicopan-danicopan ‘& % & #|-danicopan "
A8 TP1 TP2 LTE =8 TP1 TP2 LTE
(wk 0) [(wk 12)|(wk 24)|(wk 72)| (wk 0) |(wk 12)|(wk 24)|(wk 72)
AP 8| I /3 57 %~ | 57 A | 554 | 544 [ 204 | 294 | 274 | 26*
Health State Index) | (N=57) | (N=52) | (N=49) | (N=46) | (N=28) | (N=25) | (N=27) | (N=22)
EORTC QLQ-C30,
2RI
R R 583 | 699 | 689 | 683 53.1 62.3 645 | 62.5
e 73.3 85.1 859 | 833 | 64.0 | 66.1 77.0 | 744
& 433 | 274 | 254 | 278 | 49.0 | 47.1 37.5 | 449

Ay 12 En (8~ TP2) k& FA|, CSi fchp 4 sc 5 i % danicopan, CSi

T — % T 32 FACIT-Fatigue ~ # ) 5 43.5 3 43.6 ~ (%alf] 0352 4 »AxM A L& H
WP F AR BT ).

T - 4% F T 39 EQ-5D-3L (US Health State Index) = 0.86 & 0.96 » (#F 03] 1 4 » 483 &
R r“?-’?:h%

B SR T DR B LA BN 5 660 AR IO T 100 4 A8 A 47 2 S A )-

§ - RBFEFHTIHELMA N A B E 851 A (FFO0I100 4 » 48F 4 47 255 FARE)

- DT R Fpkdpihg s 2954 (FF 03100 & » 4%F & 47 R AREE ) o

HRQoL % % /5
BRI

574 | 524 | 494 | 48 4 |27 A | 254 | 27 A | 24 4

£ :{fﬁ ¥R

(e) % 2Mdpihiy %[32,34]

B 123 aER TPLHF (F#4 32 2023 # 3 7 31 p ) danicopan i F¥
e i~#cs 84 % > danicopan, CSi & e TEAE T3 4 &k 340 B#,C51i % > 2
o w G 754%% 62.1% ; danicopan, C5i &5 5.3%% » & F&[, C51 2R F 6.9%
rﬂ}fﬁ Aggd 30 1 = pE TEAE » Bx@4c i - [34] - R D 7 > & C51 05K 4 »
danicopan ¥ it #3 TEAE evif 2 S 3 4c > 2 10 7 € 3 4c fr € TEAE &> 3 &
TEAE = 4 - Danicopan, C5i 2 # % % 0 TEAE £ 8/ ~ vk ~ ML &7 o
TPL 5 g~ ¥l 4 BTH & 1L i5% » 2 o5 4 %1k danicopan iaf (6% A
#L% 5] BTH ¥ #[34] -

ETR2EEPEBRIF (FHLL 20242307 229 ) p844‘g#§-h
damcopan R ie R FRAPER Y ks 508 X (F 441 785 % ) & 73.8%
G A Fes B AR 200mg Jo RS F F AT 05 971%( AR R )
FHa 5 0% Jdop 4 kX danicopan iy 8 TR A 0 1 =t TEAE 4ok - - -
HRRFHRPE > 2S5 A MR TAdgT ¥ Bd &3 F 2 LHBTHE 2 (& 100 4
E6 ) k'ﬂ;jﬁ;,’g;; BTH 32 danicopan ;o & B > ® Vil 5 fF > 2 7 %0k
e ERE %JJL o AR WP T X ABRIITHE P AT B ET
R e TEAE (ZIO%ETL‘])% A ) E_COVID-19~ B'& ~spf ~sE ~ L H~ 24 v

Toag e 2173 2§ # (treatment-emergent adverse event, TEAE ) o
¢ Danicopan, C5i (23 2 hpc & TEAE & 32 pc € "2 o ~ 3R fritia k2 + 4 o
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F T 212 R TPL 2% (FRE#2 12023 # 37 31 8 ) [34]

3 AF 3 B F N, 0 (%) danic((])\?iné%ﬁ K= &£ @Oj?']:, 2C9'5)i i
i in o %] TEAE 43 (75.4) 18 (62.1)
B¢ TEAE 3(5.3) 2(6.9)
TEAE #3%5+= 0 0
TEAE 3555 ¥ o 3(5.3) 1(3.4)
BeF TEAE #3505 % 1+ 1(1.8) 0
io 48 M TEAE 12 (21.1) 8 (27.6)
o 10 b B € TEAE 1(1.8) 0
>3 % TEAE 11 (19.3) 4(13.8)
e & KL TEAE
Yot L TR FIR A 0 0
GECETECE 8 (14.0) 3 (10.3)

Flt- X 2MEAPT-T2EEPHEHES (T 2024 37 22 p) [32]

danicopan- £ & - 2
3 AE 22 4pH T, n(%) | danicopan 2 | danicopan i’ (I\?i ,8 4)
(N=57) (N=27)

iz o %] TEAE 56 (98.2) 27 (100) 83 (98.8)
TEAE #3x&7 = ' 0 1(3.8) 1(1.2)
TEAE $3% 50 % b7 4 (7.0) 2(7.4) 6 (7.1)
iv R 19 M TEAE 13 (22.8) 9 (33.3) 22 (26.2)
i 40 B € TEAE 1(1.8) 1(3.7) 2(2.4)
>3 % TEAE 25 (43.9) 15 (55.6) 40 (47.6)
i® 18 B 1 7 TEAE

N B AR 2 0 0 0

o Vil Wy 11 (19.3) 4 (14.8) 15 (17.9)

* %% @ A-danicopan & ¢ s &5~ d & & x5 danicopan i5f 18 % 4 9 TEAE -

T 1EgkF AA P 3% cyclosporin g s 4 & LTE P FIJE &85 L am 7= o d ST AH R

PR FEEREE AR P HR EN

I R Fle 3950 ~ alanine aminotransferase (ALT) + # -~ aspartate aminotransferase (AST) F & ~ #%&
‘t.—_—% t =l \BJ—Hﬁﬁg‘Z% o =l \’?%:ﬁz ‘,'\ SAAS TR AR ,;‘;‘ _;El ‘#‘ °—,ﬂ, v "?%:ﬁz ','\frAA%ﬁ;g&;; _lff_’ danicopan
oL A FlRME LRIk FIE % & Flp o @ 8k infy o

ey &

(1) 2HEFRELFH

L’f;i’;—*ﬁ i£ 2k % danicopan " i¥ 2 Ravulizumab # Eculizumab %t 4c & 4 »
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R LEERE L 2k ﬁﬁ:}i(PNH) L R B B "?'\i(EVH)r'v’ﬂsVE R
ErRNERERGEFEZRET - PR i 28 3F 6ﬁ%£m‘ﬁ%mﬁw%
3% danicopan 1% =% ALPHA 2. #p ¢ 24758 % [31]1\7 Hp i B % [32] M &
23 5 1§k id o 5 % (NCTO3053102[27]£ NCT03472885[28] )o 7 it T ¢ >
CREN S ER -3 SIS E Y S

d N LL— L*’i‘v% ] a-,—— @Fq‘ﬁ'%;@f’? fg,ﬁ‘%r‘%'ﬁ?" o ’%)é{i* i"ﬁ% t?% i
FLe T L HF iE 22 PICOS #f B 2ck & 2 M2 k> )*%‘3’}%,;& WE A7
2023 F 6 % 12 p Ak o @B EEP 4ofs

PNH * 1132 EVH rﬂ}fia A

PR AR R IR R
A%

£ 1 BCX9930 (% 1L B %)
Comparator A3k R

R vedp ik

. ﬁ?ln"_ 7 (7 :}éﬁ%ﬁ; RBC H fiﬁﬁ:ﬂfr'ﬁ%]ﬁv_ = #x)
* LDL kR

e X iE kR

e ARC

e nRrE#

e BTH

e R,

e 4 A H %

Y )";‘:--e‘

Population

Intervention

Outcome

W pE M B w jm R M BT 7 (prospective or retrospective
observational studies) ~  ¥7% #~ 7 (cross-sectional studies) ~
¥ ¥t P 22 % (randomized controlled trials)f= ¥ &¥ 3% 2 (single-
Study design arm trials)

BRI IRk Rk J 01| 4F 4 (case reports) ~ 7 % 71|(case
series; N<5) ~ & 47 2\ 8 *} 22 5%

Hropg ke e R ERE A Rikie s HE ST 2 b
(R NPV S S T }Fﬁ% SR ERR

PR TR R BFRVRI AL RS

ERE A 0 P R w2 P ek T 2 PNH 5 4 2R EVH ship B
iR e 2 2 0 Y EVH B RGT U TR A R R Y A £ 40
ﬁ*%ﬁﬁﬁ%%&mﬁﬁéﬁﬁﬂogﬂwwvﬂww Por32 4w gy
B CSiipfapt 5 P AR%E (9 maﬁ%é%i4mﬁ%ﬁpz>Fz
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5k = % # 35 & @ danicopan, C5i ~ pegcetacoplan ~ ravulizumab ~ eculizumab ~

& i predmsolone eculizumab - iptacopan ~ & & cemdisiran, pozelimab » 12 %
crovalimab = 8 3% o & 3F £ M i Jrow v g2 € BREIEAT e o

dONEER R L kS v AR R AR D 2023 & 60 1290 &
TaERARE CBFRP DN IAEFY (¢4 ALPHA RS ) ¥ 7 A F Foeg %™
a&—;} Y hottaR = ATEEIR o d St m it e 8 F SR B E “,/]E 7 ALPHA 25 7 ¥
% (CS5i; ravulizumab # eculizumab) ¢ » HépYd A5 2 A S5 2 £
P R ERT RS i AR ARG 0 A F AR Rw it A R R aip i
CRE DPLFHT T S AT S

Eg
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ARERFEREA AR s % 7. danicopan " i¥ 3 Ravulizumab # Eculizumab
NVt B o hf g ]zF"*L % FoE(PNH)E 8 55 & F *Hi3 o (EVH) o=
Egp L o EREHFE oA FL R TER A 2 RE RS FERE
SRR TORER A

RHBFERA SR B RSB ARG RH P AT R ART LA
HEF CH TR FARFP IR BRE B ) Bk 2 AR
o T E AR § B A% B LT84 A ¢ pegeetacoplan % iptacopan B~ ¥
FAAGTRNF LA p 2 BP Fk € R PNHAPM G R > ot 2 8 5
SR I NS SRl =Y I8 o FIM > AR 2 3n % 0 danicopan, C5i & B2
BEp om & & PP %4 & 0 it pegeetacoplan % iptacopan &V & B iffy 2%

Y
T o

\\\Xr

(2) 2 RFRPRFE LGB HEER

4 £ % CDA-AMC ~ # R NICE % it i SMC % ¢ 238 A2 B0 8
danicopan, C5i £ 5 PNH 5 4+ IR EVH 2 ip i3 > 2R L 22 B H &

1. %% %4 £+ CDA-AMC ~ & B NICE % g&tt jF SMC % & * 35 =8 Fr 4] 8 e
pegceetacoplan ¥ & g 2x %4 5 o

2. WM Y ¥ 1995 ALPHA @5 % % 0 3u 5 & # danicopan, C5i 4p #&t C5i
-2 vHhAn =2 kR T % fk&ﬁg?J w Z Ko #RAm > P ivsk £ danicopan,
C5i {r pegcetacoplan (& rﬁ“ B A R R RERSF LA -

3. EVHZ % % &7 EVH L &8 2 & o 4 £ + CDA-AMC *t % i if i g
>R TRk RSk (n R 59.5 g/dL ¥ ARC >120x10°L); @ # @/ ( & gcte
W ) ¥1% 7 National PNH Service » 3% & BT HE S BF g RTH cs-EVH i
A T ARG ARA Y TR cs-EVH T o

4. %iiEiE @ e £ 5« CDA-AMC & FFF 4> danicopan ;o % & Jf ¢ H X T
6 1 * checulizumab £ ravulizumab f£ s 0 F FE P TR TNSFF B A
g (GELp )

»

(=) AFEFreEL 2L
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AR AR ST - B ST 4~ i%i#% ALPHA 2 g5 - —’é’fﬁ“f'f\‘d%ﬁ@ 65
B 1 (TP1)» 2 H BN (F 5% (TP2) &t ¥ ) (LTE) 2 ° B
LH 12 ;tm%g TP1 ¢ > danicopan, C5i % ¥7 & &, C5i 2 4pr » >t 4 Jﬁ)%‘*
#Fﬂfﬂ (=2 ER%Y) 2 Mg R R i#ﬂfﬂ (7*\%] HRT e o2 §>2g/dL
s A G ﬁ‘rﬁ,ﬁﬂﬂ_ e A v )~ FACIT-Fatigue » 2 ARC # v ) i 7|53t
FrEpFL > &7 C5i4£3a% ¥ 4r » danicopan> ¥t 1 3R cs-EVH ¢ PNH
T k@ TP kAL L FERZ R ij%li TR pteb s % FIAL C5i ®3t TP2
B 45 danicopan 7 {6 0 3t b e & ¥ frecd 5 A1 ¥ 4% danicopan i
FE > 2 E DR PEFE S o G R RRT aE AE

% > G > 82X danicopan, C5i # 1 TEAE % 2 &k 3 > % F &, C5i & »
i 2 2 pi# TEAE >3 % TEAE 03 4 S4p i > &> fiops £ 5] TEAE & b e
B o % danicopan jo 3t £ i 72 ek B P ¥ %E‘uf’ﬂif' |FTeng > EL
¥ L TEAE 284 B ~ BT &7 £ 1235 £ 0 ik 3L I
FHBFRRENT 2P AT AP FTTRAT ARMA R E B ip £
rEEFEFL o

AL

)’ Cm\:\'

LR A > d 3T ALPHA (2% 0 33 F I hid %k v 6 %Ew%ﬁi’
2R A R L BV E P oA Y eculizumab % ravuhzumab et i gl (EiT
B 502 RH o A S ) FMARELTF A By R
"2 3F U EVH #PNH 7 4 88042 % CSiieh o P4 #3d -

() Fhaz

j\_%%g ﬁ/ﬁ wy}v](g” %ms‘ ;a_v;;grﬁg TV EEY LA IRG %M?’Al‘i’
RAL2 7 K v R R FF R 2 e £ 1 CDA-AMC 2 Fit i SMC
?%ﬁﬁ?w SRS R S L

1. g £+ T > @ $4( Canadian Association of PNH Patients §= Aplastic Anemia
& Myelodysplasia Association of Canada ) 1z # 2 5 % & L » PNH 5+ 2 #
E"l‘mi/rrr'%‘rﬂ £ PNHm)i;Fng %'gﬁ/\ﬂ i 2 F e
TR Jﬁ#?f?m??'/%‘/‘ AR F RSt JER I ik 1575 SR
SioKARM O R B A e R RE A AR o p 4 REF RS
LTS Sl R UEYE RREAE ALY SR AP R CE R & S PR
d\é‘“%)}%ﬁ‘{f. o L EPREILBFEET o1 2@ * iF danicopan £fs A
CEN SN s
2. {4 ERIE B~ M4 (PNH Scotland ) 3% # e % & & 0 PNH e ik " UH ] s
Lep F A o TR AR G 3‘\[;}_{:«,1} L ¥ o B2 #X danicopan F & &2 F %
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L Efen CS1 & % > {2 danicopan T PREDHIER A A T K L P o @
danicopan Jp s A AT o W MRS [ L F A BET{E S Flta g
ELERm> 325 L& ¥ REed e
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‘*

( )ikviaﬁ#%ﬂ @P\ﬁiﬁg‘_@;\éﬁ]‘;ﬂ%

ERELAPHIILHERENRAN L EF R

~3R 2 3 & 4% CDA-AMC ~ PBAC % NICE 2 %Ef,%‘ﬁi:}i;f—tg W2 Lf;ﬁ'%‘
B FHE ARG R E G FRPETREERE L
CRD/INAHTA/Cochrane/PubMed/Embase #p B < )gk » B & %5 T L
BL L HEHRE P RS R RFTY B

e

* i FL P

CDA-AMC(#r £+ ) | 3+ 2024 & 11 * 22T G442 -

PBAC (;&M) 32025& 3% 5p 0k HadphEA o

NICE (& &) 32024 & 10 7 22 3FR L o

BEFRPHTEE | SMC GREN)

G 32024 & 12 7 AL aRL o

T+ FRE CRD/INAHTA/Cochrane/PubMed/Embase 4% & % o
ERERELFTH FrgE e S AR EFY A

3x ! CRD % Centre for Reviews and Dissemination, University of York, England. m‘{ﬁ“ﬂ, o

INAHTA % International Network of Agencies for Health Technology Assessment BES] B oo
1. CDA-AMC (4 £ %) [21]

ﬁi%%ga%%ﬁﬁﬁ%&ﬁ(dMﬁMC}*%%&119?%—@%
WA PFERAFL R FEE " danicopan T % ravulizumab # eculizumab
mx,«f—in ey OISR Fli F 3 i (extravascular hemolysis, EVH ) # 5 7% 412
7 % 2 § e (residual hemolytic anemia ) m“f—i’j» t R B e i % fe (paroxysmal
nocturnal hemoglobinuria, PNH) = # B by T ¥R P Mg e 3 (1)
A2dp o R iEE I8 A TS %fraPNHfs\"\IIis’\’f/EH’"BfHL‘ = C5
Frd| ok R+ & o2 #R3F (public drug plan) 4% C5 :}»P# A (4o
eculizumab 2 ravulizumab ) ed= 45 228 5 2 % Ilis JEAE E i€ * eculizumab
ravulizumab % > 6 B ? ; F R FEF RS AR L P24 - (2) HH
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CREIE S SR SEE2k S ol o ‘Fgﬁﬁ"‘/r'}? ek TR AT E- 0%
R L 7 R (&2F ﬁwi:us danicopan # i A 4p ) m E @ L F L2 0
FRLFERP A RFEEF- ZAFr TR (3) BEFER D BLRY C5r
#]%] 2 # e T pegcetacoplan PF o (4) B> 1% 1 gd B PNH o S5 2 &
¥ E 2™ 5 danicopan 4 &2 CS5 #r4]# & & @@ *  danicopan 7 i £
pegeetacoplan & i & * o (5) @ : A7 @ danicopan & & C5 drf|® H%E ¥
7 47 i pegeetacoplan 2 A2 F ¥ o AT £ BRE i 4eis ¢

BMPRADEFRTELE T X A7 Asc* & 47> % danicopan & & C5
#r4]#| (ravulizumab £ eculizumab) 3K % 5 /i » Lod s W R TE 5 A fa> A WG
Hjpi# * C5#4)# (ravulizumab g eculizumab) ™ % pegceetacoplan (4= 4pw iF
i C5*””?F E‘f') Froaf S ERREAF FRYE IRGERPF I HL ()
457 & ) FTHL KRR A > danicopan & H C5 Frd| @ E o C5 frd| A oy v
A 1‘*’ PLEOL BN Rk bk BRER R gt %Y p ALPHA 5
pegcetacoplan 3 »x 27 & > [HFLA]k p PEGASUS 2% - £ f ¢ ,ka&‘ﬁ 21
SRR S T SRR

*  Danicoplan & & C5 Fr#| 3| 4p ¥+ pegcetacoplan e7uf s 17 7 P g @ d 304k 2
danicopan & & C5 #r4|#| 2 pegcetacoplan e13 &V A7 T > P EF T T
fie 34 B 4% # (matching-adjusted indirect comparison, MAIC ) » ¥ Jg |38 5%
Benw v AW (TR BE 0 #& 2 ALPHA 3#5 ¢ danicopan & & C5 #r|
| i 22 PEGASUS 35 1 pegeetacoplan ‘e i& {7 f§ H +* #&(naive comparison)
T3 B g mE oA [ s R R Rtk o e RALER
(BTH) % #4324 5 2 "b’%] w ARBEABEE E B A I ood NP H R i\
it 17 MAIC » # %4> danicoplan & & C5 Fr4|#4p ¥1>% pegceetacoplan = >
F AP o

s WAAYEF RERELEARADRAMESE (BTH) ¥ # éﬁi%] T RNP TR

& G T4t (iron overload) =hk ' % — % .4 ;‘;:Jﬁfbwgls,\, mH
UES S Rl KL N R R Rl S SLE A L U E A a1
B E R iy K SuBEITA B SRR LA AP 0 R PRCR Y A E
FMTH L B AR

‘.__\

s RFEFONEEREEKREESIS T L greR 2 (limited validity ) ¢ d Rk
FAEE T ALPHA 5% ¢ 90 R4 L f 6 R ARE L300 68
Ber AR A R s R Y 0 R danicopan & B CS prdl A H
CS Hrp AR 6 5 e R 2 3 RERULD TR AT -

RPN DR FERS Y G HEFE R 2o R0 D KR R T
FRwEEIRA TR D LR €385 danicopan it4r(add-on)f i ¥ v At
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pegcetacoplan F &7 i (L R Z ALK Y > ¥ LA AL AL )
(PNH 8 & jcE e % ) cfp b = A2 i Bl 2 2 & ~ 514 4§12 BTH
¥ @ 4 danicopan | & 11 2 F]iFF (4@ i % danicopan-c ¢t b0 R R
SicR] & 2 18220 7 g danicopan £ pegeetacoplan 4p ¥ 0 QALY & 3*

s
B ©°

LR ENEAME AR EIAF AR ¢ 3 1 (1) BX
danicopan & & C5 #r#]#| £ pegcetacoplan s »x & % 2 2Ap % 1 (2) BRBF
T X p %“71: * A & % (chelation therapy ) » & 3 4v deferasirox =118 * [}t ;(3)
BV E‘b p+ 3F danicopan & & CS5 Fri|® & B * C5 Frd B cfp $H5 > 78 Kk
» ALPHA 3%  £ATA 1T % Bm o #7F o Rd §00% s Aoc g @ (cost-
effectiveness frontier ) » pegcetacoplan 4p &3t ¥ * C5 #r4|# 2. ICER & 5 113,166
4v #/QALY gained ~ danicopan & # C5 #r+|#&|4p >t pegceetacoplan 2. ICER & 3
7,056,575 4c % /QALY gained - A fg i B & 2 50,000 “4c % /QALY gained T >
danicopan & & C5 #rf|# % h 90.4% 1 5 5 = A2cg - AL f €305 £ATA 4T
mE G fRAT T U] 0 LR m?’&'«& 77 P danicopan & & C5 #r4)
| i $2 B T pegeetacoplan 2. & T2 44 o

2. PBAC (&)
%2025 & 3% 5. » > PBAC # F 4 # danicopan #p B %5 3R 2
3. NICE (#®) [22]

FRR SR FREL A7 7 I (NICE) * 2024 & 10 * 3 # - i fli®
;ip}ﬁ 31[TA1010] > 23 %  danicopan ¥ 5 ravulizumab g eculizumab 7% 4c ;5
Beoworing TR ASER LR immm$4@ WF A T
R CSPrFI B R BEE G REF L AL ‘13%1%-&# 2 fzr@ RRT R
# & danicopan (/AT £ BLAE i Aeis

# ravulizumab £ eculizumab 3 /i » # % ~ pegcetacoplan 3 ‘* #& i v: ; A @
Tﬁi;;t%,?ii ( ™ Hb (hemoglobin) * ﬁﬁig?JL ~? & Hb ¥ ﬁ#i%ll ‘ﬂi;'li SR )
Hb §=% & 5 9.5g/dl > 7 42 /& 5 Hb '*’ﬂinll P B R A 55 BTH > @ ﬂi;'lx’u
AT g A W A R T B3R R S 43: CERHRF R (457
£ A - B d st Hb 2 ﬂﬁ%iﬂ*’&« ° AP $F p2eh K KR > danicopan
22 pegeetacoplan 4 % B~ ALPHA % 22 PEGASUS :#% ; & & $¥& 3 % 5P~
{# & & (drug acquisition costs ) ~ {FFc= & ~ & I8 By & & > 12 BTH EARER
BEIH A AF RN A BB KL E TR ALPHA #5% -
I % ipd Q‘}EJ%.I;"E? L@ e NICE # % 3F 2 3+ PNH /;«)%‘*g ~ % 2% ¢~ BTH

BB HRIDEAGTEEHEY 5V 2 AR A2x* £ 49 > K T danicopan &
z
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5 iﬁ«%‘ruu Faepet 4 o NICE & | € # ¥ HBFRIDEFTF AR I LTS
L] a B

. ! 1{]& = A F ha & B %ﬂzr];;BTHji,i;)fB&g I?#F%mﬁ,r[g
= A iﬁgwuﬂfirﬁfﬁﬂimq_/b A ‘f#ii‘%%‘\i_a:o

e EHPF L EEVERS AU R P E4&EET ALPHA #&%¢
danicopan ¥ #v i f e 45 8 5 2 Hakimi ¥ A & 3% PEGASUS 385 i€ (7 e
= A s * BTy ¢ pegeetacoplan i £ 8 5 o ¢F REE g o] & (external
assessment group, EAG ) R 5 ¥ H e 2 2 e e & F H BV feoh A F
B% 0 EAG #4 - (A KR A SRS ARE R E RS TR
31 3K danicopan ' 4v i & pegeetacoplan fr viAp E B A4 L | § £
A FEYRE S s £ 0 ¢ BAG BRBAp E o B ERFH T
BHESPBF S —'ﬁ*ﬁ-;\ A F B K AR RV HE
AT L AR AH > T4 B i3T5 danicopan f pcficdy 0 e B w1

RSP IR BB AT O mEE o

e BTH % # 5 ! danicopan *4v /5% cnBTH ¥ 2 5 %% p ALPHA #% >
BRG] ¢ danicopan Mtdeiak e d 52 iE s BTH T 285 5k
ALPHA 2£ ¥ 225> % 253 3 % 52k e R @ ¥ WX 0% BTH %
o~ B (WI~W24 1 0% ; W25+ 1 3.07% ) - pegcetacoplan 9 BTH ¥ i+ %
F Rl %+ p PEGASUS #5 » B GAHA) ¢ pegeetacoplan 2% 13 % %
16 ¥ BTH ¥ # 4% 5 % §>> PEGASUS #5% ¢ 16 F'THH R FE%HY F
BEE % 17 MR %3 p PEGASUS #5148 iF B 2xff ftas o 8 /F e
BLZE PR BTH £ 2 (%I FHX /0% ) > it (WI~WI6:

28.37% ; W17+ :23.47% ) > EAG % 7 % /ja*‘ B 2gE? BTH »% 0 B4 F

IE R B n DT R TG AN RREHSLR - [ H e

BTH 't & % 33486 " 44 2 % & »cR -EAG i # 3K pegeetacoplan 1% 25

¥ {5 BTH % % % danicopan *it4c s 203 & (6.06% ) I 2 danicopan 't

feipf ez B S EEREA T (8.97%) NICE £ | ¢ 325 & 8 <7 BTH

WK AN A hE & PEFSF > T ¥ W5 pegeetacoplan 1 BTH #%

FANEAGERPRLERT > 2RKLSFE 10%3 18% -

e BTH #p# = & iz 3+ ¢ 4% pegcetacoplan _F_Ilis A R Bk A = 2 BTH i
i* p% pegcetacoplan en@4F H| B #jEF F 2 AF e FF =X 1 > FR
4 BTH ¥ i > fadF & & 23 4o E Rt I N | gp.upfﬂ T TRA BTH?—-F
% Jp 3 4 pegcetacoplan BIEFH T 0 ERF R EIERE B E R LT
AR R 4o L | €305 BRK %4 pegeetacoplan s 4+t BTH % & 3
AR AR E IS mgT eculizumab H #7523 4r pegeetacoplan
BEA G E I T KB - ZL R ERITMEE O MPREME TR
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WP AR ERXT G OB EAEL eculizumab H AL F 0 $ER
BTH % # m,r.}%‘&gq‘%;"’ r/{ T_a A ;l:\aégrgfl]—g_ %ﬁ'pi:j:% Se B E A J\j\aécrgﬂ]—g_ >
X BTH % # ¢ 5 72%¢ WpFsg 4o B 2 12 3F ~ 28%#-% X H 4o & o

£ Hp % 5 0 R 7P K E_danicopan M 4e s fr 27 pegceetacoplan e s #  n
W %% p ALPHA 3#2% 2 PEGASUS 5% > * 4 ®4L 4 1 # {5 ehis Filcdy
BEA el #i32BEX YL 0% hk B 73T 0 ﬁﬂt)]% € inR 1 ﬁp\
Flfred B3 A 2N GBS BE Y | ERE AP BESF ]
1% % - 4 f § 3R > MF#HES i PNH B ¢ # * ravulizumab =%
TS5 EHAS B L HdplEr > F ¥ YA B & ¥ ravulizumab iR & 5
Av\ G5 0.14%%£ 0.08% - 4t A AT " EAGEATREXRELF | 2B E
FE 0%EA LG P HEeBEXY | ElemmEF L 01% £ 8 g€ k&
EAG 7% » 335 ~ 384 T%fé?—?‘ﬁ'i g3 1 & g4 > #E KK danicopan M 4r
Jo Ry .27 pegeetacoplan 2% 1 E {8 F FP i BEF L 0.1% -

Danicopan it 4cip f B 52 o R ER D ORP R e h AT B
danicopan i # {s > i 4 #-dk 5 H v C5 e &S Hk o X EAG i o
pegcetacoplan * %ipfy s B HiR a0 XL 5 danicopan B # {8 K 304 4 K-
#& * pegcetacoplan - £ F € 3% 5 EAG 3k %4 * pegcetacoplan 7 & 32 > fv &
PG AR N - L R § §RE RP RHETFE R LBELAR
#-4) 0 K T4 * pegeetacoplan b 5 60% o 5 0 £ B g MP K T

NICE % & L4p # > TR/ * oL BK o

Pegcetacoplan 2§ »x* &7 %% NICE H—Efn:fp 51( TA778 )*® ¥ eculizumab
B S 3 ‘%J AAE S AP 20 f o2t (B (0.025)0 ¥ 4 51 pegeetacoplan X #E AR 5
® % ravulizumab > #23X ¥ pegeetacoplan § »z* & 5 0.025°EAG 45 1! TA778
a‘% 512_ f »x* g 4 if * 3t eculizumab » T 2% pegcetacoplan £ ravulizumab -
PG R “/]E pegcetacoplan e f »x* K Lo A gdp 0 P 55 PR
TR KR T 5 R %Jﬁ AP T PRE R 2§ st @ 0 ¥ danicopan i C5 #r
HA 2 ft e a0 @ C5 Fr4 3 22 pegeetacoplan X5 23k T % A g*v‘xﬁsrlﬂ_ = d
A RE R TA A 0 T aER B EGK pegeetacoplan il G S #E AR R f o2 h o

Y EAG * 2225 38 % I RP G %L.“#%;};—, 11 danicopan *i*4v 5 R 4R

3 pegcetacoplan B A2 g emy ICER E:F EBB AL R
IR 4 ; m EAG 4 3] 5 3% % & 1 0 danicopan i 4 oo fr AP T

pegcetacoplan 2. ICER & % ** - 4& NICE 323 7 #& % ch NHS FiRit * # F
(20,000 % 30,000 % 4%/QALY gained ) °

TR AFFF T ERAERE ST IR RIS LR §
e % # ICER /& en ¥ :}’%—i#ﬁ@ Z_% NHS 3 TR %@m"f i (20,000
#43/QALY gained ) °
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FEooikd R 2R M S8 B3R 18 F % pegeetacoplan <7 BTH ¥
ﬁ%ﬁ&aﬁ4&1msKERE%@%NHSF@@w%@mfw@<mmmm
£ /QALY gained) ; ¥ BX BTH ¥ 28 5% 2.5 # & 18% » B danicopan i 4cip
B & Ao F B (SrFRE 2 AR ) a2 o L F €335 danicopan ¥
fo &3 o A2 E o F]ptiEiR % danicopan % ravulizumab £ eculizumab %

deind o
4. HE FoR TR B
(1) SMC (@) [23]

Rt &S L R ¢ (SMC)* 2024 & 127 24 — i34F 2 22 3 Jc§* danicopan
£ % ravulizumab 2 eculizumab ev%t4eisfr > * 3ok T2 3 AR M B
FIPNH = 4 koot ERGARE /‘Eﬁfi:}}% A % Z¥ 373 % (Patient Access
Scheme, PAS )» & #_PAS % #2019 i 4p fo &% { (i i T ek o AT £ B
Hf i 4ets

RMBERIDEAGTEHEY 5V X HAE 7 2 A2* 249 5 K T danicopan &
& ravulizumab # eculizumab % /i » {4 - pegcetacoplan 5 * # i v: 5 H-Al ¢ 2
4Bk (MHb Y Eds ~ ¢ &R Hb ¥ B ~ fia 7 )0 T RE A
Adpioy BB G L H PR CSFRIR AT RDRF L RE (457 &) F
ALk IR 4 > danicopan £ pegcetacoplan e dx F LA WP~ ALPHA #z &
PEGASUS #% ; & & $fice 7 8 & B0~ L T2 b4 p A gm0 T p) @%]L .
it I CBTHE i T mfioRh 2 2 A $ 2§10y r 5 & Bipk
fi et @ TR B~ g ALPHA 3% o

*mmﬁ‘m+&5Wﬁ”‘iﬁéwéﬁ%w%i%%ﬁﬁﬁiﬁﬁa

3 15@’” e RE G e AT S48 2 s 1 (1) 44 £ danicopan
iAo Ry pegcetacoplan E I RBEN R P O E R
A S8k E 7 Fr 2 (2) 3K ravulizumab £7 eculizumab 2 & 7 4t g
ST R AT ARG AR *‘M%%’ ;b ok gk B i % C5 44| > danicopan
5 C5 e rfﬁm%‘m}}% #BF?"-’WBTH T2z @?ﬁ/'bf;}\? 4 FonE R
FEEHE 5 (3) P wmdrt L4 danlcopan HAeie o B M 4 ot E ehE B By 0 107
OA ] B BTHE @ 22 BTH %@ ~ 38 « 2 HE e chip M ERR L 7
FE# 4% 5 (4) danicopan B (st 5 H b ¥ C5 frd 2% T8 A a5 (5)
BBl B # L B k™ B0 T 3K € danicopan *if o Bt .87 pegeetacoplan 2
B4 BRER GG EEAPR 5 2 ¢ 5 fu % pegeetacoplan fr eculizumab %
ZAp R f s ~ [ dRpi#gepF (alanine aminotransferase, ALT) #cie = § 2. f »%
* o~ 2 BTH &4 i fi4p b f 22 ® ka2 v bI&™* 2 #C03] ¢ > # danicopan
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‘]"5\?/;"}%‘ Fééff»’#k; QALY - }A,Lﬁ‘s A ek S e W A=A Zﬁir’}mxﬂ'{p Bk i T aT
BAEAY > BEHETF AL TN RPES A2F B o

B o X Rerd T B @IS > SMC 3 Rt R X i B ORI Y 5

i% i 3= Jz 4" danicopan °

~34r 4 * 3t 48 F CRD/INAHTA/Cochrane/PubMed/Embase & + F 4L & 2

P 4T

(w

"1 3] PICOS s #0512+ T40F 0 £ KRS RATEL A 52T 254
¥ (population ) ~ ;> = ;# (intervention ) ~ K > ¥ P& & (comparator ) ~ % % i £
itk (outcome ) % F= 3 & > 2 (study design) > H HF if 12 LI 4o ¢

ForipiE D E M RR L 2 R
#“$ T AE R

Intervention | Danicopan

Comparator | A3 *2

Outcome A%

Cost-effectiveness analysis, cost-utility analysis, cost-benefit

Population

Study design

analysis, cost-minimization analysis, cost-consequence analysis

—_ A~

% B+ it 2. PICOS - i i CRD/INAHTA/Cochrane/PubMed/Embase % < }F*J% 7
FLE 5 3% 2025 & 2 % 26 p ik > 2 “paroxysmal nocturnal hemoglobinuria”
“danicopan”% “cost-effectiveness” # i 5 B 4EF & (THOF o FOF 0 L ik

7 o
2) #FEESE

& Pp e 2 30F { v > 151§ CRD/INAHTA/Cochrane/PubMed/Embase % <
}*J%’”Fn"h‘iiﬁi’i x> TSRS R #”’fl’i’ 7 it PICOS % — 3k 2 é;’gu
BEAR 2~ iv‘gkfé CEPEMTERE Y R LAIM A E ST

6. EmFREL AW SR Fmy TR

R A T
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RBEFLRTIENEEF 2+ 2 F LA pLFB &R L[35] #£ 1 2025
£ 17 Ko AFEFE AT 2F g (PNH) 248 R8s 1576~ 7= B %
Bci 27 6o 45 PNH s 4 e & j5 # 5 5 cculizumab » %4 fiFd Kﬁﬂ‘”“ 8
EE FeF o4 2 2023 & B checulizumab # &5 R 5 5,201 &) 0 F 45
w2 i Py, gt ecuhzumabﬁ)ié%?ﬁ HiE T4~ -

& CS FrfI A s A PNH 4 > B3 7 i g3 £ R ha F Hi
g (EVH) [12,13]c 2% > B> fA B Fu § 13w (csEVH) P # v A5 5t
- & 0 Study302 35 ¢ AR IR CS FrilAlin i ch PNH J5 4 csEVH B {7 5 4
5 202%3% 213% > EF+ A5 B osEVH B 75 5 7.4%3% 7.8%[14] -

(=) Filp 57 &2k

j‘%?%"grr%’i‘%;ijﬁ TBRBAIFTATEY g~ BRI F S F R LR R AL
RIFTRTE > B2 Z P 5% & fﬁ%’%é;&i; B RAAIFTETE BT Y A
FERDANFEFGELLEGED 2 L HERERAE D2 Jf*i%b;}vrf.%;i‘,;]:grﬁg
TR A -

% # 5> 7 danicopan 2. % 4~ # 5 VOYDEYA (17T f§f+ &) 2 2%kt
w4 RE & T * YT 2 Ravulizumab 2 Eculizumab % 4c # 4 > 5% ﬂ'—’;‘

t % B o iz % Pl (Paroxysmal Nocturnal Hemoglobmurla » PNH)® 8 55 & ¢
7% s (Extravascular Hemolysis » EVH) e & 55 4 > kit ke 1 ig 2 5 1. 72

PR ETIERIEEZ M RF L 2k fj\}ifﬁs At 1 (1)18 v b
PR L R RS A Br oo HCSH {8 4] & (4 eculizumab # ravulizumab )
e e(2) NIRTRA B F Y g hi o (clinically significant extravascular hemolysis)
Y AR 0 o 3 ;‘}é)ii%éi?'ﬁ;:fﬁw*** EF395¢g/dL 0 g HE R o 3Rt
B AR EA 120 x 100 A flon AR 53 3% 2 25 C5AF

£ 374 &) (4r eculizumab % ravulizumab) % 4e Z 4 B 2 it o

& 4 & . WHO ATC/DDD Index 2025 % #% 5 LO4AJ09 » & "LO4A :
IMMUNOSUPPRESSANTS | 7 "L04AJ : Complement inhibitors | #f » F st &
WERY 3 10 A= 4 > eculizumab - ravulizumab - pegcetacoplan ~ sutimlimab -

avacopan ~ zilucoplan ~ crovalimab - iptacopan ~ vilobelimab % pozelimab[15] - &
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hawiAamflne R B ER 2 Ta BT A | RT[16] mife EEF
¥ %= & eculizumab £ ravulizumab IE_F S EERERLH

AFL TN AR S ESF k2 TF EFTEAW ) RT[l6]0

T ER P R R TR PR BEMETEFLAE

eculizumab £ ravulizumab & f& = & 2 5458 % S F P R B 2 F g 0

¥ * &% % eculizumab £ ravulizumab % 4ejnfy & R * 3 D IRTRA B F a
R ERE O KL ARBIASEEL AT BT ARG

ﬁ

FrORAFI BLALIPRFTRBEY P BFREHLE S F A

LR T EE L#‘i%’ HF 5o
(2) Mg P

LR

ERF R ‘?53 s A g 3 T C5 4 4748 (4c eculizumab &
ravulizumab » ™ T @ £ CS Fed &) o 0 ¥ ETRA A F o F ¢h B gk PNH
*&%&J’%ilﬁ(m%ﬁ¢2%0ﬁ)%wé?4ﬁp —E194 %7
E3 A AEERFF LY - EOMBRAIHNT E 0TS RA Y B 0
R s MM EERNL S - R4 048 BRI ¥ T EH 4 078 A EHK
H AT 2 AP M BRK 2 i AR

(1) Tk i

ERE Y R SR T CS IR 2 LR F L R
B PNH & 4 g & 0 34 8 & &5 C5 Frfl Al anfip oo Fde o 3K LA K100 &
e ATH M 0 o

(2) PREFHRE

@’%ﬁ Rpst BL R g4 vt A il R § F LA RF B
RAFFHETE R PNH L F S5 ARM S PR LR & OS5 FrlAle o
L G abes: CSFrfl Al b ~ = A b2 484 & g ohjpd (EVH) v
Dlfs  H B A KT EPREH KL F- E24 43 5T E 314 ot BB
BB Ao

A

W PNH & 4 ! 23R BB MR R § F LA fE 48 T4 [35]2 2023 & PNH
FEAE(AFABEER— M- #) 175 2023 #2 PNH 84 8 24
WE - ER BT A B (PNH B A #i-7 = #i) &8 & B ATH 4 Bohp 3t 2024 #
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820 PNH S A fico T 2250 A feip 25304 o éé‘iﬁ—*ﬁ{i COVID-19 %
TR 242022 #3% 2023 #2 F LR AL FFAL35] > S & T IEER
T_PNH # 2 Fgr5v= Fou 2 0.000045%L 1.77% > "R RFE LR ¢ 4
vP s E[36]4E % A KT & PNH B A i 148 £ 3 176 4 -

B EX G5 @ik 4 I = ’i;ﬁ %% Ultomiris® (ravulizumab )
KRR B & CS Frijl it ks | iF s 4 v b (45%) > &3
PNHZ®F 2 mi@miEEs s gio p Fipk A RT #85 CS il
®BH n,ii—.)]’;‘?, APt s 55%% 60% o ﬂf%-é%‘ v F P @ PNH 2 5% % 2% ”ﬁ
eculizumab ©m ravulizumab » B R AL iR "’z 100% ¢ # = C5 Fr4]#|
o — £ 44 PNH 55 (7 )?55‘3557* [37]& TA A B L 97% 0 4t
la%kl -ﬁi}'&,\ CS il Alinfr e Ao A e 79 4 1103 4 o

3)
;
i

B B CS#rd#r 34 EVH 2 T 4 i 2 égijﬁyﬂ#p% éjl%#% 9 EVH % 4
b A 8%4 26.7%R[14,38]> ¢ *t £ 477 $ EVH éh 2 % % - R ¥ 4 4 &
2ddy o ST B RA R BRK EVH 2 5 ];30%,;}# LA kT B2
% C5 #‘P%‘Jraﬂ]f #4 EVHZ 5 A Bch $- £24 L1537 &3] 4 o

(3) &G A fcd

ZREFE RSP~ B FRART 100% > R FLHE- £ 4R F
FEEFEN 0% $ 2 ED ST EPBERD FF 5 100% 0 A KT E
At Adcs 19 4% 31 4 o

4) AxERFY

e SR L ﬂi‘_—‘; FHE* 2§ (%éiﬁiﬁééﬂi‘_éi P riR== 150 mg- i
Tk F o MEFHIEP IR X200 mg) s £ REHRF 24 TR BRY
¥ 70% ¢ ﬁ%?é?l]i‘_;iﬂ »k200mg(r53?' )~30%%F p = = 150mg (i<
BME) B RASZRAMGHEIFERY 35X GE > ART EARERE
FOL5-E2048RAIHTEOTBRA - V7 EHRF TR LF - ML
gy At Bl E R R R AH R Sl FATR R A AT e

(5) HuFhE P E

BRFBRR Y A ET E Y FIEVH TR §* o ERE S AN 2
BooBRRR Y A RE E GG 2% 4T LR vﬁ&ﬁﬁﬁj'ﬁﬁ?} e
*Q%Eﬁ‘%ﬁ‘fﬁ&i *X Z_¥] EVH ”’T_—L(%J_\]_/\J.'%ml;‘ FIE P o> Bt E A= ﬁ?‘llﬂf”
AL9ST A B R ART EFRY AETE LML T N5 63§ A1
102 § = o
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i AATHM G AEERER TLEFHMBRE

e w- T %I E0T78 R EHRY AT ,;‘I;;F\‘.f')iﬁ;f}i?g‘g}i
FERUREREAEMBEE NP - 2048 RATFT £ 078 BA

(7) TR A~ A7

ERE S HELF MR R L GRS R AT B R dek S

L R MR P R AA AR R A
I P KA AT 3P T Mg
. . B A E 70% B A& 80% B A E 25%
SHc e
A £ 30% A £ 20% A E 75%
A g A 19 £ 1 31 4
ﬂ\r‘;ﬁ&%&f%” 048 T 0.78 i/ | 0.49 iF 0.80 i/ | 0.43 % 0.70 7%
A48 g1 0.78 ip 49 1 0.80 i@ 43 g2 0.70 @
(3 H R 83 B 83 B 83 B
EEFRTEG (6355 1027
WM IR 048 %% 0.78 f | 049 1 0.80 & | 0.43 & 0.70 &

2. Bk wimmE
AMFLRLERYTREL BB ES R REE i 2R M
IWH@4$ﬁGﬁEW{%4pM7$ L8R 1T S R AR S

2 PAFR R BT

(1) T &
AP GHHTE F T AN RT(I6]2 Bk B HEFRELHRT,
20] > B WA RS @R AR R T G R T ‘F”"L‘ BHL R EE . &R

E)
AEREFRAASL TATHM G, BRHER -

(2) PHR%EFHRE

EHEEFITRFE ARG FLARAFRRIAYFTHERE T LER
PNH 3 4 #ic0 & 54 4p B % A3k 2% & CS M /i 200 5] (5% 60% )
st CSHrF1AIs R 6] (100% )~ & 4 ot (70%) 2 3 4 o *bi3 5 (EVH)
b (30%) 0 AFA S HRARARE ¥ k0 SR B RE R LA KRG fiF PNH 4
fdt 5 EVH S 20 612 30 RS 3 FE R AR B Aol

Wiy
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B PNH & 4 #ic: g:g;’;—'ﬁ TR B 6 A v s Bdp[36] 0 2 2022 & ~ 2023
EZ LA :}Iisx‘i 3R FAL[35] % %L—‘I’i’a’;‘ 4 % (0.000045% )~ 7= F (1.77%)
o FEATE Adk d 32022 E E AR COVID-19 2 HBE I - &
AIFA UG W 2022 & £ 2023 Eﬁz#}‘} BV a2 A et 2R 2018 & 3
2024 & B & & & 2. PNH % 2 & 43 0.000017%3% 0.000055%2_ @& » 7+ = &
3% 0%% 7.96%F » & & B34 F - FHEL RIS > FIP AEL R
PEREFR TN TR LT E PNH 2 A i A 2 > ¥ 44 PNH
BABGETARE R AT o

B X CSPrdlilic L * A Jp 4 P ERER AR & C5 A ki ik &
d00 5 55%3 60% ~ 4 C5 g1 Alsf & 4 g A 0t 6] 97% > A 4F 2 4045 it
FFALR A T2 CS FrglHie * A dcrt 2 F s 4F PNH @4&[35] e
2019 & 3 2024 & [ 45 % C5 el Hiof e PNH 5 4 vt 619 3 42%3 49%>
Fl AL ERF R LR PR G DR HEK e A A p A
V.]—*M\ iEk Y 15— B # B PNH 2 0 (7 47 1 [37]0 Bk & 4 s 4

B 9T% 0 SARAERF I 2Rk AL R ERERLS F2L o

Bt CS4rIA 2 % 2 EVH 2 5 4 i 23R F 195 % 7R LK EVH 5 2
B 30% 0 AdFE S a2 gk[14] - EVH ’jf‘ 4 /l}lj,fﬁf‘) h T%5 21%
Ty e EVH A A S- RE O YR
MAF AL ERF K AL 30%A T LT ’#ﬁm{ Fﬂﬁ*%%}t“kﬁ:
AP - IR BRHEY RV AL AP A SRR R AT
FEOAFLARIERFRILAREEL Y FBR M ART £ %

A HeL 24 4% 31 4 o

(3) A &% A ficdh e

PREDFFRAFART ED FF L% & 80%  H-£2 57 #
100% » »3F % 4 B2 RFE R LS - £ 5 80% %Y £ it ngﬁm%\.g%’f.;
FEYEES 100% > s PR TBFETGFI L HBER ) w AL T A

KT EAFBH* AL 1943 314 -

@) *EERFY

EREF ST ARGHER 20 R ARERL A Y T EK T0%p G F
BEZHFP =0 200mg~ Hépps A B EHELF P =K 150mg > £ 0F L ET
€% 365 % B3t o 1945 ALPHA 8% & 3 BiGR[32] 9 F 73.8%J% 4 # 4
AHE T H P =% 200 mg PR%E‘MU* 9 97% ek F R ERFR LA T &
RoRFENFEEIEIY T EARNRAAIT - AWLRAGATERET Y
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ALPHA #Z% % 12 i%ié&j’,"‘\;;?"‘q‘ii[24]’danicopan B RR e “fﬁ%l = (‘transfusion
avoidance)ﬁﬂ:}?ﬁ At b 2 L 83.3%~38.1% danicopan £2 % A 4R ¥R 0 K 45%
ﬁi%l 2 F RS BHRTA NI RBE EET 6B ﬁsr]n;:r@:“ s 2%
AR ERFR AP ERL ) A2 ST ERE R DD FL
AR RS G R BRI &AL :‘} I% (6 B E A :'Eﬁ%]ﬁ; 7% 5 1,958 &0 gt
o ART #H B %5«‘};%?3 P ag i 6381 1028 % e

(6) PATER S

d*‘ﬂi“ﬁr&%% ,?‘T‘ri‘af’&gl“’7"Vﬁfi%?ﬁ%ﬁ%%%%?ﬁﬁ%ﬁ-%%"..:],;
- EH 048 RAIHT AR 0OTBBA FHEL P EER AT E A
% EE’MZ~ AL It =’fv i‘gﬁ 048 m~1 %7 R4 0.78 I~ - FHH 7 » B

M R R YR THMBEFT <
(7) SRR A7

A3F2 L F PNH A fcdifc ~EVHE 408 510 2 & p B &K T8 7 FE i o
> B4 A 2 9 R TACR B AT o PNH A R4 > A3RE Y 4 2021 &
3 2024 & F il 4F FL[35] 0 12 2024 & PNH %75 4 # (126 4 ) 5 A ¥ i
%Eﬁiﬁ‘?‘é A2 A8 K F(6.6%)F 1w A KT & PNH & 4 #)ci 143 4 1 184
Ao G T RS B3R5 EVH 8 2 0L G304 0 KR 4w e s R 20%E (7 B
e & p AL 0 AL L BEKE P = 200 mg 2 5 4B S
100% ~ 25%:E (7 AT B A 47 o A R~ 118 F 4ok L+ = o

Az AFAHELZ AL RS PR
42 EiHpp sy
SIS PAEER A H | At Ak
(AHEREY)
' PNH * #c:148 % 176 +
N EVH 3 2 1t &) © 30% 24 3 31+ 19 3 31 4 0.48 3 0.78 (fa =)
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TR EVH #2460 150% 401 524 321524 [081% 131(R%)
B A
4o |EVHEZ0060110% |83 104 63 10 4 0.15 3 0.25 (& =)
AR | 200mg TID ¢+ : 100% | 24 & 31 4 193314 | 0517 0.84(i3~)
B A
43 | 200mgTID § o+ 125% |24 31 193314 | 0433 070(~)

Fala T 0 AFERAERFAT FHEY SRR LA REL 0 & PNH £ 4
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F7% > 3 BEVH # 2  6)2 A 55 p & E XK T
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1.

‘v £ & CDA-AMC : 23k 7F if & 8 2 ;‘1 danicopan ¥ 3 ravulizumab &
eculizumab eFt4e inf 0 F NIk T Fla BB (EVH) #E3a4H 03 o
s APNH 3 £ 5 4 o4 | 6305 P nEMm R B2 4T BB

AP ¥HF »c ~ BTH ¥ £ ~ ﬁi’?ﬁﬂ‘#;} 2o EEFRI R L €0
FE 4P B BCAI 3K €Lt £ #7417 danicopan & # C5 #r 4 #] 48 23 pegeetacoplan 2
ICER & % 7,056,575 4c i /QALY gained > ® % fg /7 B & 5 50,000 4c #*/QALY
gained T - danicopan & & C5 #r4| | Jf *5 % 90.4%4 Z 5 = A E o =% ]

ToARERLIEAMAT I EZ AL U] P L 7f¥ fis m%_:.}%”—“:}ji\aiﬂg

danicopan & & CS5 #r#|#|4p #3% pegcetacoplan 7 # i cFvc g » sk G iE
¥ J§% danicopan > ¥ danicopan & & CS5 Fr|H g AR R * 3 T AL
pegcetacoplan 427 * o

FRNICE: £ | § &R &P REF FRRPm & T > 2§ danicopan ¥ 3
ravulizumab £ eculizumab e%4e i fr > * 30T E 5 A3 £ 1§ a ch PNH
N &f}}is JoBERRE | GG M ST “"%,_ jARETE o RiRE R €
ERD AP M S8 B3R 0 A % pegeetacoplan i BTH ¥ 23 % 7.5 &
£ 10% > ICER E#-% > NHS Fihi¢ * %@J?]rﬂ'f 'Lig (20,000 #4/QALY
gained ) ; % & pegcetacoplan e¢ BTH ¥ 2 F %k .5 % £ 18% » R
danicopan ¥4y £ & A2 E B OLFRF S AR ) B S 04 R
€ 3% = danicopan ¥ ic & 3 = Adn g o prad 3% % 4 danicopan ¥ % ravulizumab
2 eculizumab &%t 4e i5 R o

R SMC: £ F € 237 lp# o A Zv 374+ % (Patient Access
Scheme, PAS ) ~ & PAS i #2249 i 4p e &8 { Mehik 2 T > 223k {2 danicopan
£ % ravulizumab 2 eculizumab ¥ 4e i 0 * 0T B 5 AARP R w B8
PNH # 4 7 4

) B AR

. Li‘é"ﬁ VARG N in Rk T CS P Ain L R A E L E R

i o R S FR M RS A KT £ (2026 # 3 2030
E) RERTAMEH-E19CIRTESI A ARERFFOL N &
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3. AMANRP AL L EE T EVH S 2 1L |25 p 3 ’#fsxﬂjﬁ_t;q ¥ L1 B
SBco FAEEVH B 2 0 62 50% > A& % Afics 32 43 52 4 pAar R
YL 081 Az 1.31 n,@m:mwu p i * 200mgTID ’F‘?‘ ok S 100%
BEERT G ARRY A 19 43 31 4 MBEENE 051 Rl
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ARE2025F 60 211 Y BFRb RGRE ERTH € R ppmnt oA 5
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Cochrane (3% p # 12025 & 3 % 6 p 1t )
41 paroxysmal nocturnal haemoglobinuria OR paroxysmal nocturnal 436
hemoglobinuria OR PNH
#2  |MeSH descriptor: [Hemoglobinuria, Paroxysmal] explode all trees 106
. extravascular hemolysis OR extravascular haemolysis OR residual 108
hemolytic anemia OR residual haemolytic anaemia
#4  |MeSH descriptor: [Hemolysis] explode all trees 340
#5 |MeSH descriptor: [Anemia, Hemolytic] explode all trees 1,875
#6 |danicopan OR ACH-4471 OR ALXN2040 22
#7 |(#1 OR #2) AND (#3 OR #4 OR #5) 156
#8  |#6 AND #7 8
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41 paroxysmal nocturnal haemoglobinuria OR paroxysmal nocturnal 5 534
hemoglobinuria OR PNH ’
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#3  |danicopan OR ACH-4471 OR ALXN2040 36
#4  |#1 AND #2 1,256
#5 |#3 AND #4 19
EMBASE (#Z% p # 120253 " 6 p i)
paroxysmal nocturnal haemoglobinuria'/exp OR 'paroxysmal nocturnal
#1  |haemoglobinuriaa' OR 'paroxysmal nocturnal hemoglobinuria'/exp OR | 8,994
'paroxysmal nocturnal hemoglobinuriaa' OR PNH
extravascular hemolysis'/exp OR 'extravascular hemolysis' OR
i 'extravascular haemolysis'/exp OR 'extravascular haemolysis' OR 568
'residual haemolytic anaemia'/exp OR 'residual haemolytic anaemia' OR
'residual hemolytic anemia'/exp OR 'residual hemolytic anemia'
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#4  |#1 AND #2 308
#5 |#3 AND #4 42
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>120 x10/L) ravulizumab IV 2.94) 83.9)
e cculizumab g ravulizumab ;5 %
S618 X | A c R+ s ap 278.3 7.74 *AF 2
ALPHA (3 &) ) 0 eculizumab £ [21 " ' S E | >R L |AE2| 0(0) |2(83)
NCT04469465 "okl EZ30x107L S EVH - . L13(61.9)| >4 2
M « neutrophil >0.5%10%/L - : ravulizumab IV 0.50) 3.5)
FIP R TR, RABTE L T A & 2 %<9.5 g/dL -
BRCT PR L R A ARC>120 x10°/L)
#‘5![_ °
121
* " HSCISZ 2 FF BHEAY 2.44 87.2
o AA®BMF - #f #8142 7 F %8 1 (959 2 2 : o 2 2 2

. gk
e eGFR<30mL/min/1.73m? i% 45
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EA

FE LY~ ') EVH/ 5 7 F * X %—I; ; T\ I:DHT ij PR A;RﬂC% IL #4 e TESAE
L j( IR g i i N L P e e s (R —it @8> \py, |7 A
e =y #/BTH Z_& B (Bg) 4 ﬂP—)iﬁ_}ij’}\ Bigs) W‘i) ’ (%) ~ (%) (%)
) | #)yuL| T 10%/L
. EwsIsk iptacopan (200mg 0 AR 4 269.1 —i:;i _)1(97;;_ 262)| 00) |2
e # % eculizumab # ravulizumab BID* %) 232 | oA EE 3.59) 115.9)
APPLY-PNH (4 &) TSR T SR I
NCT04558918 * x 2%<10g/dL eculizumab & 885 190.6
$ 3 OB % N iF R | pes L - ‘ravuhz?m:db % i ecuhz'umab & 35 A AR 272~7) SUni- | S@rL 6370 000) | ki 2
RCT o cculizumab Z [ <11 = K T T B % % |ravulizumab IV —21(60) | > A2 0.04) 0.4)
241k o B BPA R L <10g/dL ' .
. HSCT-‘[fa ¢ ~ BMF 3.63 -116.3
c EREwE RS S LR 2 & £ (95% CI) 4 47 2 A4E2 | A8 I (1322 %-| A2 | AL | AFL
4.08) 100.4)
REEF
Moon, 2017 ne o
g gt g g g g (|7 2012F27 B2016E 40 BASERF R 418399 (8.9-10.8
¥ k) * & ¥ Pedt % eculizumabic B | eculizumab i 7 [prednisolone (5 mg/= 3(100) [Pt2: Pt2: sdp2 A2 | 0(0) | AR
2iEHEY * #%& % cculizumab & ie {6 7| 120 ' {2 T )+ eculizumab IV —2(66.7) 655513 18.9-9.4
o B L Gk 3 o i i %<10g/dL Pt3: Pt3:
1,069—821 [8.3—10.5
Fishman, 2022b (4 & )|+ 20103 2021 & B §3 2 12 11 {BTH :
WL R AT 3 (| 2 PNHy 4 LDH22xULN (480, \ |
§ &) © 4 F R CSEFRRIA LR 6B ) [UL)E F 134872 24 | AR | RIWE | AFEE | AEL 142 | RFE | RED

ERTI HETH
24%

LA Ny T = 4
2 x) .L.;_,//} \:,r:ézgz‘

e eculizumab # # % ravulizumab

pod > B AT D
IVH g

ravulizumab IV
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1#

~ IR T34 ’ 5 {L
FE L (% - FE)E EVH/ iz % F s 3 % ﬁ;;m—,f ED;’L z*; P Iiﬁcﬂ%l" H2 05, |TESAE
-1 P 2 ‘ 3 e | B 3 == >
L RO FR Y eIt ARSI PR T (BHE ) EREE ] gy | BP =% gy, |7 &
TR E #/BTH & B (B A | BB HiE) Biis) (%) (%) %)
0 ) UL g 10%/L
(%) i) UL
Gis R kb BTH :
* #aHUS - MG#NMOSDy# ¢ |# 4 4p+ » LDH|Cohort 2 : ) ., ., . B .
H# 4 50% 2 & i % ravulizumab IV 20 R R R i 2(10) | 2385 | 235
75 14>2 g/dL
. . ¥ o 5 b & G ST L - : ;“ﬂ;% Py %ﬁ% ;\ =+ By Py By
Dingli, 2023a (4 &) |[* % @;]Pﬁg;w; EIE>3 % PNH 5 eculizumab IV 110 49 (63) A IE L 104 FLE AW |22 | AL
FRRBEE T Ao EE g iRs K> EPNHjS | & i
P ) AHR 2 AR 4 .
121 7 . ravulizumab IV 85 _)4(3*; (§7) A 3R _joz AAFE | A2 AL AL
Shammo, 2023 (4f &) 46 *
ERRFEE L, 4 #£>18 % eculizumab N * 3R 4 (28.8%) 2
iR =R & , =160 NEESE ST K2 |46(29) | AHE2 | AdR A
M E;]?FriNetxﬁfF s | >100% e 715 3 Bidicdy ravulizumab IV —57 (36) T a‘?"ﬁi B " (29) " "
n.

‘ﬁﬁ’i’, 2L AA=E 2 7 P (aplastic anemia); aHUS=24-2 4|14/ F 3 i 1% ¥ (atypical Hemolytic Uremic Syndrome); BID=# p 7 = (twice daily); BIW=-= ¥ 3 = (twice weekly);
BMI=¥ %8 7 & ip #(body mass index); BMF="* %% :%(bone marrow failure); EVH=x. ¥ *;3 & (extravascular hemolysis); HSCT=:$ s #% 'm #¢ 4} £ (hematopoietic stem cell transplant);

IV=# "% /1 i (intravenous); LDH=35" it % & fi*(lactate dehydrogenase); LLN=1 ¥

& T *Y(lower limit of normal); MDS="F &£ # 7 2 g i ¥ (myelodysplastic syndromes); MG=¢ J **~

# 4 (myasthenia gravis); NMOSD=Z 44 5 % % { (neuromyelitis optica spectrum disorder); PNH="£ 4 4 & & x 'z % Fk sk (Paroxysmal Nocturnal Hemoglobinuria); QD=# =% (every
day); Q2W=+ & i} (every 2 weeks); Q8W==% 8 i¥(every 8 weeks); QW== ik (every week); RCT=4F % %F P ¥ 5% (randomized controlled trial); SC=4 T ;i #f(subcutaneous); TID==5 p

= =% (three times daily); ULN=1 ¥ } *I(upper limit of normal)
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WE | M F B
PubMed (#7F p #p 12025 & 2 % 26 p 1)
#1 Paroxysmal nocturnal hemoglobinuria 4,830
#2 (danicopan) OR (Voydeya) 36
#3 #1 AND #2 22
#4 #3 AND ((cost-effectiveness) OR (cost-utility) OR (cost-benefit | 1
analysis) OR (cost-minimization analysis) OR (cost-consequence
analysis) OR (cost study))
FERE|O
Embase (&% p # 12025 # 2 % 26 p 1)
#1 Paroxysmal nocturnal hemoglobinuria 8,274
#2 (danicopan) OR (Voydeya) 144
#3 #1 AND #2 82
#4 #3 AND ((cost-effectiveness) OR (cost-utility) OR (cost-benefit | 4
analysis) OR (cost-minimization analysis) OR (cost-consequence
analysis) OR (cost study))
FERE|O
Cochrane (3% p # 12025 # 2 % 26 p 1)
#1 Paroxysmal nocturnal hemoglobinuria 394
#2 (danicopan) OR (Voydeya) 21
#3 #1 AND #2 7
#4 #3 AND ((cost-effectiveness) OR (cost-utility) OR (cost-benefit | 0
analysis) OR (cost-minimization analysis) OR (cost-consequence
analysis) OR (cost study))
FERE|O
INAHTA (4&ZF p & 12025 &2 % 26 p 1)
#1 Paroxysmal nocturnal hemoglobinuria 14
#2 (danicopan) OR (Voydeya) 3
#3 #1 AND #2 1
#4 #3 AND ((cost-effectiveness) OR (cost-utility) OR (cost-benefit | 0
analysis) OR (cost-minimization analysis) OR (cost-consequence
analysis) OR (cost study))
FERE|O
CRD (5% p # 12025 &2 7 26 p 1t )
#1 Paroxysmal nocturnal hemoglobinuria 5
#2 (danicopan) OR (Voydeya) 0
GFESHREE|O0
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