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BDHBRESEDBE N EMBEITI Z &,

1.1.2 BEEXE. MRARERCA 7T FELRICHT ST
JFODERBEERERE L. REBXIIENEE,DELRBEIE.
B, AFBRERICTIVF U2 BEETH L, REBICRLU T,
AEREHDT I F o OEMBEEEERTEH &,

1.1.3 BEARRLEIBGNERBREEDZEFHBDT.
RaB LT HICHBBTEIEERBERVEMDSET, 50
FHEEAEBREEOSH R EBES TR L EERREDEET
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2. B (ROBEICEIBELEVWIE)

2.1 BEBRBEIEAUEICRE L TV A EE EREZ B ELBZ
Nhd5.] [11.1.22H8]

2.2 WigeEkB. £ > 7V o FHSOFRBIRME - & 2 EEL
BEAIEICREL TV L% UEIRFEINECLBENDH b,
[11.1.1&MH]

2.3 AHI DA LEBREOBEEEOH 5 B [11.1.35]

3. fHBK - 1R
3.1 Bk
1A 7V (20mL) H
WioE4 T4 80) B2 R EL080mg
HAEDE S RTYXyaTss s 1080mg
VIVE b= 820mg
PN 7.7mg
RINA —
BEfE T - ) 7 2 =K 9.8mg
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2 RENE, WIEC3NUC3bIziia L, ik z ME T 5700, §

MR MRFRE RS~ 7V FEF I L0 & 2 5T
BIC L D IBGYER FHE LR T R 2R H 2 2 L b REO
HIER O 4t % 0 CBR L7 1T AFIE S o RIEREELC
MWEt Ll 220t REFEICHAT 5 2 Lo F 2 ARG 2 LT,
BERIRTE . MiEEKER A v TV WEbEICHT 2 T 2 F oD
BRE AR L. RO IR s e Ak, TR AR
BGGO LR L A2BMATE TICENSDOT 7 F v HifET 5
Zko (1.1, 11.1.1, 11.1.2, 17.1.1=R]

. RERUAE

EEL. RAIZE, ATy 37Ty LCl1080mg % 200 2 T
B35 50 B, TR LN WA, 11080mg %
SHICIBI DM TR THRG T 52 LW TE %,

. RERUVARICEEY 28
A Hifk (C5) BEHIASAANII D B2 BB, #Wifk (C5) B

FEZ X 2@ E IR 5 720, RENIG-FMhEAR 3% (C5)
FHEHZ PS5 2 &

2 BHEENLEGER, SOVRETHESLICAK 25 L, £

DREH S LOED G HITHEEGTHT &,
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A FHF b L2 a I CEE 2B H 5O BLENDH b K

R O¥ 5% ik L7z B3 LCid, RAR8HEM, Al 2
B9 2 BRRAER D2 2 i1 R0R CBlEE L. 20 U Ot 2 L
EEIT) &

2 AR OBGHIGICH 72 - Tid, BERIERICHB VT, BFERMIC &

L7 EIOEZOEBEOT TR 217 2 L. HEHKGOMAIC
DWTIE, EIAZ OZ SR EE G L, &G T3EEFEICOWT
T BE IR FENE L 7ot AFIIGC & B ekl Loz o
WCHEEDPHM L EAEOEEICKG TE LI L 2L LT,
EMOERIREOT TEMET 5 2 & HUKG OB, AR
DOAFN & BEIERAFED IS B 6% H O3S Okt k2 R
LR BRMED S BB AL, EHIZHOHRS 2k s ¥, Elo
EHT CHEEICBIET 5% S 2 MEEIT) 2 Lo T/ KHIK
HSRICENER OB SEDN L 61, B~ L% 5 & )&
FIHEEEAT) 2 Lo ARAOEFHFEHMA L2V L) IR
TIERER L, T RXTOHEROLELRBEETEIWT 51858217
D RS, FEREA O GRE BT 2 A2 5 2 k.
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A BHHE - BREEZEOH 5 8%
A0 BERRXEBRRECRENH 5 8E

BRI IR L RS (22BN D 5,
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FRIRIB IR (B S, ISRk, 1 >~ 7 VT O HRESE) (12
LDEIEICRE LR TR BLND D S,



9.4 &JEREZHT HE

TEAR T RE 2 2O U ARG J O 4% T fle— s JH T U3 B 4 72
WAEZAT) X IRET 52 Lo [9.562]

9.5 14w

T JUSHEAR L T AW REIEO & 2 KR, iR EO R M) G
ftka LE 2 &M SN EHEICOEGTTHI L IR =27 4
PIVIZAA28me/kg/H (& N DEFIREIZB T % Can®2.565) %
BETHe- Lz &0 WIEM OIEEDHIA L 720 TV ThRE~DOIT
AREOEN TV LY, [9.45]
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R EOHEYE R CRFLREO A iRIEZ EIE L. IO Th

x5 8. PVTHABITROLNTHEY,
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INREZR KGR E L7oBRIME R et & iR L L 7 BRR BRI FE 0t
LTWwiwvy,

1. BMER

WORWERD S b d 2 E0H 5 DT, BlH%Y TH5I1ATV., B
SRRSO LN A I3 G 2 kT 5 7 SR R LEEAIT) T &,
1.1 EXLEEA

1111 BEAE (HEARD)

MigERE . A~ 7 VT FHSEOFBIE RN R (2 L 2 E 7 &y
NHObNEIENDHD, [1.1. 2.2, 5.25H]
11.1.2 BERERBEAE (EEAH)

B I MUIE 2 S8E L. BICAEG 2 Z 09, HDHWITLTIC
ELBENDD Do RHIOFEGIEE L T, YRR GE O 05 %
(B&2k, UER. JEMSREE. =R, RSHREEOZ b, R, B R,
BB, RIS FoBIEEY 1517 T Lo BN EGEDS
BEbN AL, EHICBE L. WA O G% 0 #Y) 7 ILE %
792k, [1.1, 2.1, 5.28H]
11.1.3 @A (2.5%)

TF T4 7% —EOEEDOBBIENH S bINL I LD D5, [2.35H]
1.2 ZObDOEIER

F

A EplPNG il 10%L L 5-10% 5% i
I TR
—f - EHREES X | RSB TESTERALREAS . TR | SRATERAORR . AT
OG- 0 IR TE hre 9 TESHERAL | ERALPA
JEMR . EEERAL BUL
SRR R
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12. BRBERRICRIITRE

BEEMR A S AT ) IR 5 5 & RANE ORI THBER D
HEU. Ao B EEERS ba vy KT T AF IR (aPTT) 2EER
FTOBEND DD, BEMRA/ SIINIE ) HREE L w2 &,
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14.1 EHRAMUFOEE

14110 B5RNS, kT ZOP2 0 BRI THERE L. 25252
DONIGEIHERA LBV L,

14.2 EHRSHEOEE

14.2.1 FEAEAMIE, JEEB. RERES. B, FREE L. IHRZEE 3
BT b BEHBIE R, RIS EREOH B (B, FeAk,
M) ICIEES L vk,

14.2.2 JEATALA2 7 T OWE1d. AT OME % 8cmbl Ldh T 5
ks

14.2.3 2 ) Y IR TR VT, $15~305 (GEAELA2 7 Fr oY
£) 13#I30~607 GEAZBALASL # FTOME) 2 THEAT L &
D) UV EFES, BEHIEATHGT A Lo ER O
BIMG A2 LI 5 2 52 T4 A 2 &,

14.3 FHFZMABEOTE

14.3.1 BEDPRETHRET HHE 2BV TE. BHEN (2~8T)
THAEL., ERIRZ B 2 WHECHERT 2 L) RESL 2 L,

15. ZOMOZEE

15.1 BRER{EAICED 5%k

FE[ 3 ] 45 ARG LS BV Ty ARENC S 2 HUk o BEE Asiiis S
Tw3?, [17.3.1%H]
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15.2 FERRAREER (CH D (155

T FER O =7 A PN o7 R G- #E RIS BT, ARH
DR KA ER GRD0.0665 X U1 . 27ROl E T 25 0% E -
Mo~ a7 7y =Y ozl BRGNS O LR o 22
fafb. W NTERROIRMEZEA RO H 7z, TS OZfa LI
X, EARY T FL YY) a—)v (PEG) OEHERICEEL -2 b E
ZZz 5, EMED S D REREEIXRO b o7, 20 B
DIRMEZEMEZOWT, BREEEOBBEIIEO ST, FRNE
e M UHEREN S 2I AW CTH 599,

16. FEHMEHRE

16.1 MARE

16.1.1 BEKE
H A N\ e BR 1661 12 471180~ 1440mg™ & HLIAI K T 5 L7z & Ry
vy a7T romiEhiRERES R CENHEAF X -F U ToLEB) T
Bofze Fro, WEFRIIMEAR M RO BN L 727

HLAEE T BTG RO ML i EHERS (BRI

000

iR (ug mL)

0 B W6 W AL W S8 6 @i 62 T T8 B6 &1 Sl %0 108 10%
BUEDBRATRIEY] ()

sERBRAAIM O fiT (<5ug/mL) (F5ug/mLE L7z

WA TG REOIEMBIRE X7 X — 5 (EHEHA)

ES 2% Ik Crnax tmax® AUCo-int tis CL/F V/F
(mg) (pg/mL) (h) (ng - h/mL) (h) (mL/h) (L)
180 4 40 144 18,380 240.9 9.8 3.38
(11.6) (120, 168) (8.9) (211, 268) (9.5) (15.1)

360 4 63 192 31,980 246 11.3 3.98
(26.5) (120, 241) (11.7) (233, 257) | (12.8) (16.0)

0 4 146 132 67,150 226 10.7 2.94
(6.4) (120, 168) (11.1) (90, 287) (11.4) | (33.2)

1440 4 242 156 113,700 211 12.7 3.93

(25.6) | (72, 168) (20.9)
BTG (BT R E0%)
a) L GR/ME, )
16.1.2 R{E#HE
(1) fEHERA
HE R B 166112 AHI30~270me'™ 2 1H 1Rz TS5 L2k E0RT k&
575 DEWHIEINT A =5 IEUTOEBY) TH-72Y GHEIAT—%),

LH LI BERE T # G- R OB BE/ ST 2 — & (BERERN)

(197, 244) | (23.0) | (19.3)

N AH| D & N Conax tmax® AUCo-2n tiz CL/F
M5 g 1
W i) | P gD | | eeml) | )| (L
1.7 24 18
0 4 100 | (24, 20) (119) o o
3.5 24 36
0 i (69) | (24, 20) (73) B B
L 6.9 24 73
180 Yoo || - -
) 17 2 189 B B
o Yoen || e
30 4 77 3 1,654 198 18
@y | s 8.5) 1w | ©.5
% 4 256 24 5,741 237 16
19 | @ 2 (18) w0 | as
28K H
180 4 470 14 10,170 211 18
13 | ew | s |aer | 04
646 8 13,020 204 21
o Yoy | | ase 1w | a3

T (RTETRE) . — : ST
a) I (R, A
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(2) FEMAEMANE 7 0¥ v RGeS
L) AT (BIEFHBEZ) OMBELAR+ 5% BEMRBANE 7B E VIR
JEBESOB (HARNEBEZIOB % &) ([CAHI1080mg % H2M 2 TS L7z &
EORZ Y aTT  OMER T ZTREEIDTOLEBY) THY ., FEFES
S HIA~6EM PR IRRE I E L, 48 H F T s N2,

2N AR TG RE Ol b7 7iREE (ug/mL)

(VR I ~NE 7 0 © U RERE)

ARFIHE 7)) AT

3% (Day -21) 27265 (39f1) ¥ 26772 (380) ¥

LN

-2 (Day -14) 436+86 (41f1) ¥ 430+96 (39%1) ¥

1H (Day 1) ¥ 594106 (41%1) 588111 (37f1) °

2 (Day 14) 666+118 (41f1) —
478 (Day 28) 676115 (40%1) —
AL 638 (Day 42) 677+132 (39%1) —
83 (Day 56) 692=106 (37H1) —
123 (Day 84) 708124 (38fl) —
1638 (Day 112) 714109 (3661) —

243 (Day 168) 667173 (37f1) 668+141 (38%1) @

HkHE]

483 (Day 336)

P+ R (B8, — N

a) VR 2L O BB SR

b) ARHIJR L2 ) X< 7 % %S

c) T ) AT T w

d) AFA %A

16.1.3 BEMAZEYENRERFT

SRR B 0N H AR N ORERERL N . A HE N B R AR 5 B0 0N A E A O H AR
NDOFAEHAE B ANE 708 2 RIERE239BI A 55 5 i<t s a
T VRET 5 (3, T34W5T) E HI CREE ISR B RE AT 24T o 72 HEEE
B AR OFAEER EIANE 7 0 v R R ISR A TH LA, 220 3 E3H
1A TG Lz &0~y vy a7 5 > oiEhiEmEiE s 2 —
FRUTOEBY) TH-77,

UG F T #5050 MG th S BhRE <5 2 — & (e fiE)

(fe e A\ T OSBRI BRI AN E 7 0 U U JRAERE)

660193 (22f1) 627+178 (18%1) ¢

KHN OG- e Coax. s | AUCueck, s 2 CL V2
LY AY (ug/mL) | (ug - h/mL) (h) (L/day) (L)
TR 766 128,589 10 0.270 3.9

270mg A (23) (23) (18) (21) (24)
LH1E PNH 566 95,009 7.5 0.366 3.9
B (26) (26) (20) (24) (30)

TR 1,021 171,452 10 0.270 3.9

360mg A (23) (23) (18) (21) (24)
LH1A PNH 755 126,679 7.5 0.366 3.9
e (26) (26) (20) (24) (30)

(93 904 147,549 10 0.269 3.9

1080mg | MA (24) (24) (19) (22) (26)
2lal PNH 671 108,541 7.4 0.366 3.9
B (28) (28) (21) (25) (31)

(33 1,026 164,681 10 0.272 3.9

1080mg LYN (23) (24) (18) (21) (26)
SHIZ1EL | pNH 765 120,808 7.4 0.366 3.9
B (27) (27) (21) (24) (31)

PNH=3EE R~ E 7 10 ¥ v E
1,00061 AT ATEBIEH%®)
a) In (2) / (#%516:8K 5 DOCL/V2)
16.3 2
FHEMSEY B RERRAT ORGSR, FEEERIIANE 7 0 ¥V ERHICBI 57+
¥a75 D5 ﬁeh@$ﬁﬁ(&ﬁ*ﬁﬁﬁ%)i%&m&%%>f%ot%
16.4 3
NTv s ATk ZOPEGILRTF FHEEIC L ) BRI Z AL TR
FRR7 I VBIHREND LEZ HNDY,
16.5 HEittt
TREFISE B RERAT DA, FEMEMEA AT 7 0 ¥ 2 JRAE R I ARH] & U
ET#HG L&, 2077 v AOHEFEME GRIMEEHRE%) 120.015L/
R (28%). WEOA LI () OFIMEIZS.ON THh 727 F7z.
B =7 A P& 7RO R 5 kR T F N o8k
Mo EEREISRPPELETH 5 2 L ATRIE S Y,
16.6 HENEREH T 2BE
16.6.1 Bi#pEEERE
BEEOFRREREREIM (FLT7F=> 7)) 7T 2 ZAH30mL/ 7> Fil) 12
AHI270mg™® % A TG L7z DR 5 375 ¥ DCrac & WAUCo-int

R EREERYE (2 LT T =2 ) 7T Y AH60mL/ RS Lt aREEET
BHo7210 GHEANT—%),

16.6.2 AFipEREERE
B E B I B ATy 27T OBEYEREIC T B ME 31T > T
Wiy, R7Y S 37T AEFICERERE AL THERT A2 L5, TR
REENRRT LYy ATIToDI )T IV ATHE LW EEZOND,

16.7 EWIHEER
SR HAE & M L2 BRI i s T v, X785 375 ik
CYP4S0D [HE R OFHEEF| &I S AW LR ENT (n vitro). F72.
Nﬁ%&ﬂfﬁydﬁﬁyyﬁ7” (P-gp) R UFLAAMMPEEAE (BCRP)

HEHRHEHKTIZ W EWRENT (0 vitro) Vs
~) RENDOER OH®EZ, *7 2y 375 LT1A1080mg% M2 TH%5Th 5.

17. BRPRAELHE
17.1 AHURUREMICEY 5538

*17.1.1 ERERSEIARER (APL2-302:5R)

T ) AT GEETHIEZ) X 2HEZToChNEZuE Y (Hb) i
10 5g/dLoAKI T d 5 FEWHEANE 7 0 € RIERE ARSI, HA
NI % &) ZxtR e U7z S sk R A LIRS Mo SE RS FRRATRE R
BB M S N7z B, BERW, MRIEKE A » 7 VT FHbE
L:ﬁ?‘%77%‘/0ﬁiﬁ (Wb 1E0.5mL) ZWHE L7z, 72, EH
OHWFCHHHED TRifS b ik L /e, [5.220]

ARFNORE - AR, 1UA1080mg % H2[ iz TS L. FLEEBI KB (LDH)
fEASIEF A L IRO 25 O 41335 5- MR A 3HIZ1 & 375 2 AT REL S,
REIZOGAM OB AL G (KL =7 ) A< 7 GERETHEELZ) %60
5. 16AMOMIEALEG WM (RAIzT s ) X~ 7 (GEfET-HIEZ)
¥ h) RO OGBSI (Kl % ik5, 72720, EIEALkS
WHczs ) A7 (BEFHIEZ) 255 S w7z iEFlIE 48 B %5
w ke CRERL S 7z,

FEFHIE H T 2 WAL 5 O168F S OHMED R— 2T A 205
ORI TOLB) THY, KFMOLY ) AT (BIZFHBEZ) B
RS 2 EREATR S 7z,

ARHAIHE Ty) AT
(41%1) (39%1)
N—2AF 4 Y OHbE 4
(Tl + B ) 8.69+1.08 8.68+0.89
16 S OHLED N — 2 T A ¥ 55 DAL 2.79%+2.03 0.03%0.44
CPgfE = B2 GHEE) ) (36%1) (6%1)
16:AE L OHBEDN—= 25 4 ¥ h 6 D% b
(= e A2 + s 2.37+0.36 1.47+0.67
BRI CAAIBE— 22 ) X~ 7 8) [95%EHEX ] © 3.84 [2.33, 5.34]
pfitio® <0.0001

Hbfi (g/dL)

a) MR R

b) BEERA DI A 2 72 WO T RTOT— 5 2 RlE LT ko7

o) FGHE, FHERE LT, PGB & SRR S S HAR R R OV AR (AR B AT LAE [ O IR
FRILERE LA %L (4 A5, 4R E] &= 5 4 /mnmvmz [100,000/mm? i
100,000/mm?®Lh k1) % EEZD G N— AT 1 » OHbE % 4 i, WERE # ARz e L
7o AL GE IR AR E TV . BBRE I B i 1 0 3653579 2 AR08 B & 547
UK

d) A K%
BIVER &, AL G-I C53.8% (43/80%1) . MEAEZALFe 5 I o ARH| T
34.1% (14/4181) . I Beix5- IR T46.8% (36/7761) 1ZRB» L, T/l
PERNE. [EEHBAALEE CEASESHIM., et S Mo RA B, EER
P G T2 227 5%, 14.6%. 13.0%) \ IESHEBACERE (F111.3%. 9.8%-
1.3%) . EFHBAZ 9 R ([[11.3%. 2.4%. 6.5%) TdH o722,

17.3 ZOft

17.3.1 RZEREM

FEWR AT 70 RE S 205 & L 7z RIS [ 55 MAHRER (APL2-
30230R) 1I2B VT, AFIAHR G- SN2 BE REEBISOBI. HAANIf % &)

DHIB, \WART Y AT Ty RTF FHREESHRE SN EEOE S
2.5% (2/80f. HANIZOB) Tdh-o7z. [15.15H]

18. ZEwhzkE

18.1 fEFA#F
RZEHATT AL, MiRC3s 87 B R OC3IZEHAMETHA L. C30
BIZL, WRIEHALO FHT 7 2 7 ¥ — DER R OBREREAE (MAC) A4k
FHET L. ZORRE, 7Ly aTT VB EEEMANTE O E U RER
FZ B B IR O I % 0§ 512,

18.2 EHEHER
SRR AN E 70 2 R B IS ARFI1080mg & A2 3 5 L 7245 4. i
C3UEFEIZIEIN L Hbfil O U  fRR MEREL % OLDHAED I T A55250 722



19. BB 2ELFOR 26. ROEHRTTEES

— R ERE TRy a ST 26.1 BERRSETT
Pegcetacoplan (JAN) Swedish Orphan Biovitrum Japan BRR 44t O b
7 F3 1 CrroH218N50047S4 (C2H40) w TR A e X R S T H 107 15 GINZA - SIX S O I
Grf t #943,500 (T F RS 3872.35) 26.2 ¥5%ETT
s >, = = A
0 JBAE J»— VRS 4E
L @ o 10 "y ERBTREREXN—TH1H25
T \{Ao H/\/\/\Hﬂ:{
H NH, n
(o]
o
R = *g\/o\/\o
CHj;

1
Ac-lle-Cys-Val-Trp-GIn-Asp-Trp-Gly-Ala-His-Arg-Cys-Thr-NH

ni3#I800~1100T& 5.

20. BBV EDEE
SR BRISEC L CTRIFT 5 2 &

21. AREM

211 EEEN) A 7 AN 2 o b #UICERT L L.

21.2 ENTOEBIEBIARO TR ONT WD Z Ens, BEIGER., —EK
DIEBNARD T — 7 DR END FTORIL, LREF] % 6 58 s s
PEETHIEICEY . AREHEZEOWRHEREZIET S L L1, KH
OEEMEROEMECET 57— & & R U A5 0 5 1A H 12
HHEEEH#LL L,

21.3 KHOFG-25, EHEEBANEZ7 0 C U RIEOBW, HRICHEL, &
HlD) A7 EIZOWT LI T X B ERM - EREEO L LT, Bk
WRYSE OB W, A RHE L22 R & O#EEEZ > 72 EToRfTbil s &
S\ BUENGEICH 7o TRERIEBEEZH L .

22. ax
T 48 BEFIEL080mg  20mL (1234 7 V]

23. EBEXH

1) PR D =2 A VR RS A R (18CATX-00155%)
(20234F3H27H 72, CTD2.6.6.7)

2)  HPEHE  AMEAR H AR NSRRI ANE 7 0 Y RIERE 2 R L L7z
FERS L 5 MARGER (APL2-3025t5%) (202343 H27H K2, CTD2.7.6.9)

3) HWER: T2 A/ G EERER (13CATX-003% U'15CATX-
003zt5%) (202343 H27H#KF. CTD2.6.6.3)

4) KBRS =7 AV R T ARG ERER (13CATX-004 % Y
15CATX-004785%) (20234E3H27HKFE. CTD2.6.6.3)

5)  ALNERL HA MRS 2 R L LSS T ARER (APL2-1023U570)
(202343127 H A8, CTD2.7.6.8)

6) ALNER  AME RS A R & L 7ziEghes T AERER (APL-CP1014
%) (202343 H27H 4R, CTD2.7.6.2)

7) AR BEEEFPKEENT (APL-EX20-CP-002%k53) (202343 H 27 H K
72, CTD2.7.2.1)

8) Hydery T, Coppenrath VA. A Comprehensive Review of
Pegvaliase, an Enzyme Substitution Therapy for the Treatment of
Phenylketonuria. Drug Target Insights. 2019 Jun 21 ; 13 : 1-8.

9) HWNEE  h =7 AV E GG R R AR (17MTX-00135%)

(20234E3H27H 42, CTD2.6.4.6)

AR - SNE S E B RS 2 T R 2 M R & L7 T AR

B (APL2-CP-PV-205:&5%) (20234E3H 27 H&RE. CTD2.7.6.7)

AR S B RE A AR (17COTX-001, 002, 003#tE#R) (2023

F3H27THAR, CTD2.6.4.7)

Mastellos DC, Reis ES, Yancopoulou D, Risitano AM, Lambris JD.

Expanding complement therapeutics for the treatment of paroxysmal

nocturnal hemoglobinuria. Semin Hematol. 2018 ; 55 (3) : 167-175.
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24, XEFERERVEVEDESL
Jefb 7 7 —~< kSt < HRED
T100-0006  HHTHR TR XA S0 — T H 17525
71) — %4 %) 0120-114-936
(9:00~17 : 45/ AL, RER L)

* %25, RERFGHT LOEE
FANTHESE T D B 7200 JEETFEEERE1075 CPERISHE3A6H ) 12
O 20248 K LTIk, HERIIIAMAA S ZREZ L S Twd,
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