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a2td ORF A RZ 2|4 X|=A]: Iptacopan

XA dotE

7IE=cistn ME2dnHy

ofstdH 3 sh=gl2

He

LAt OfZt M A I F(Paroxysmal Nocturnal Hemoglobinuria, PNH)2 ZXSE2A|
Z RN LMot RHUAHPIGA) HOOf| 2foff LtEH-= 8Yd Ze0|H, 83tIg,
JUSHH, SLRHOZ Q| O|=, SFHT, 2 A, 5, JUWIUS, MUY,
AURES T7le B S| &35S /fAY & U= 3 22|} 7IE PNH 2=
S 2% 29T 50t BA| AHA| £t BLet B2, & C5 A|2™(Eculizumab,

Ravulizumab)2 Ald Z0|oLt, EA| ZZo| Z22K0IAM Factor BE Meizo=z
AASks M2=2 72| A, iptacopan (WHEEIEE™)0| EAIEIN g 22| A=
A|Zof| Hept H710 Tt

TLHOlAM= 2024 83 iptacopan (TIEERE™) A7t 17t i, 2025 782
Bl 2OHE[HEA 7[Z 2A=A(C3/C5 HHMA|, FA)O =SJ0[AHL FAA FO7t =

Ths5t SRAj0IA| 2B MEHMS & 4 A S

= 2lR0M= E2Y ORF SEMALZO| HEdE], 2H, 2|M 2z 7I0[=2tQlat b

219fQl iptacopan (THEEREE™) 0| Chieh 2S HSotLt.
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| L2t ozt EMALZ

(1) 2&d ozt dMA RS (Paroxysmal Nocturnal Hemoglobinuria, PNH)

® He

UAY 07t BMARZS HHUTJL BUl0] WHH| A2 BNl AMS HikSte X
Soz WOMY of 15.9H0IN WAMSH: HOE U B WHOICL M HUCHoIA
WE 4 QIOLE, F2 HAUWYIO| ATHHS FTF YT, WAELH ORUIA LAE0| O

7t O =Ch A7 2o 22 AERA AE0 Y 0 80| wHste oz SR
M
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of

L, 53| OFZtof| ACH7) EMATF 401 H2M AHS Hixdh= 20| E3HO0ICh 22
d OfZt EMALF B2 AY, 8, 28, WHHO0| TEY =HE0| =0

HFALM Ot EMARZ2 PIGA fAAF HO|Z Qlsl, HAHZEE AJMEE HSHF=
St = (GPI-AP, Ofl. CD55, CD59)0| ZHE[ 24| oj7id &0| Tdst= 2
O[Ct. HIEIH Z7| MEZE/F £2A2 ZA[BI0 = MZ Lo PIGA 74t
£ dd3th ol AHEA QoA HO|E PIGA RHAE 71 M=Z7t &%
PNH @42t 8, PNH A&7t EX|A (complement system)Li2| A4 A7
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@ 2Tt
244 HI” 30| LIEE mf oaler 4 o, 88 nigo| SMdo2E= &€ 4,
EIUAZ, BH U LDH4RIQ E7h B SO| Tk AT AARE PNH XE7E ¥
7| flot HMAAL, FAMZ EMZAH(Flow cytometry)Zt QUL
® A=
RS 224 28 A|ASI0 S 23S =HE SlH, AHHO=E R=E= 2 U
Ct S40 o2l 8 29| QIS #AaA7|s U2z (1. 21)E AlASH7 |z 5HH,
T S S
4% &50|Al2 1245lj0f StCt.
H1 9abyd Ozt edMARZ 224
=25 Supportive care C-terminal(C5) B A Proximal(2215) 2] AAA|
Iptacopan(Factor B ||,
g, 2AnAsEE, : A - OteretZH& ™) Pegcetacoplan (C3
oE om | olc2A seuA RECU:FZ”maggng’:;fz)') o{ x| olmjHa|= ™)
- : - a ma AE™ )
/AN B2 vulizimabl= T Danicopan (Factor D &4,
2o|g[opg™)
Qo =AF ZA O ai= o Sioi=
SE€ T &= = B35 C5 CHail Atz 2SO
k27| | 2|2 DF_ET_ﬁEE%?;‘(“(MAc) EA A B2 47 (Factor B,
A8 7|4 il IS A oAa=my Factor D C3)E | 24 |-E.|-
(e M| 21H & =8 38 oA -t
o U 28 (Intravascular IVH 2 C3 {71 g2 2
A2 &9t A S Y272t hemolysis, IVH) A|0f, LDH | & (Extravascular hemolysis, EVH)
= ok 100 Sotst d4st, dds A 2TH SAO 2E Hb dAsH & o
a4, 28 oY =3 24
22| = PNH H&+ 3 dde=z A3
A 2 | ZYZ2MEO[A(HSCT) ok 50% O|ANOA] 2t2 22 37| 27t >
£4 BOILt =2 Moz |%E*.(Hb < 10 g/dL) A& BTH(Breakthrough hemolysis) S
AstA AR A BEE 371 F9
. 20k |24 23S
T B 28172 (N. meningitidis =T 4 ﬂfj:ri'_(n',EA
FES - ACYW135 & B) HHA| pneumoniae) + BY 3|2LF=A
= = QISZAUAHH. influenzae B) H#AI
22 ME7F oot mEH, =2 Y 25k /E= PNH 2 HES (0. PNH
o BUZ)0| WS A9 48 T2 OfRLt PNH 29| 372 BAR0| C5 oA 3|
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25 1SIEE St UCM, C5 AAIA 2= & 30| 2S=5t/L Bt o 8
(EVH) 24 Al Factor B L= Factor D A2t 22 29T i AHHZ HetstA
Lt F7tot=5& St QLY.

210 7IME AR & 2R HAE HAHEHH & S APl AAHs

rl

iptacopan, pegcetacoplan, danicopanO| QICt. Factor B <A[A|Ql QUELZE
(iptacopan)2 dQl w2ty ofZt EMARZ L C3 ARAES 2EHZE ZLHOA o
7HE HUUALL

| Iptacopan (THLEIHE™)

(1) 7HL

ofeEiE™2 M2 7| (Small-molecule Complement Factor B(FB) inhibitor)
o ZF78 PNH EHME A9lo| C3 A= (Complement 3 Glomerulopathy,
C3G)2e| z=0= AR 7IsSt AA[0|H, 2024 83 AlFOFEQMA| SQI18 W2 =
20253 7ERH AlTE MFZO|2HE(3]#)0IC}.

O 4= 2 &, A
- Iptacopan 200mg/C

- BN EE 7j0] A L] HARY EEN 2U0| £ ALIAO| FUUSH

=

@ 287|4: Small-molecule Complement Factor B(FB) inhibitor
BA A C3E &d3tA7|= Factor BE MBI Oz AHA[SIK alternative pathway

-dependent C3 Ed= =N A 07 F2te| Sut o = A4

@ A4S

Qlo| uraRy OfZt BAALZO| X2

ele] C3 AAES(C3G: Complement 3 Glomerulopathy)2| A=
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) Alternative
Proximal pathways pathway
(Tick-over) y C3

Iptacopan —>

¢

x C3-mediated
opsonization

Terminal
pathway

MA ( )

- 282 53 39 750 we| 15 28YS (S 2 UY HIZ HORE) 3
BT =28 oY W

st C5 z|&H (Eculizumab, Ravulizumab)O0j|A2e| =t

0 E0| & 13 0|, Ravulizumab OFA|2 E0f & 65 O|L O] <F
Eo A&

® F2 o4t
[ N P

- (010%) HO|ZHAZE, HIQAESE

- (1~10%) A7ISZY(O%), OAILEZ(6%), BE(6%), 24 (3%), H7IZ(3%)
- (1%) 283, HY
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o o
- HYTE, 4973, BY HRTRA QSR So| M Mol o SuE Zrf
3t 2l
@ Z9f

- A2 ST Al ORA|9 R0 2 24 252 82 2 § 3¢ ZHEHEP

= 2HE 2 Y ZHEHY

4228

Iptacopan2 CYP2C8(Major), CYP2D6(Minor), UGT1A1, UGT1A3, UGT1A82| 7|
ZoJct.

- dEst CYP2C8 AA|A|(Kl: Gemfibrozil): O] 2fe| L& &7t HE O/ A

- ZE5E CYP2C8 REA|(0f: Rifampicin): O] 29| & ZtA, HEX0|

- OATP1B1/1B3 A|A|(0f]: Cyclosporin): 0] 29| L&

0|N
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- Onset: ~2A|7t

- Tmax: ~2A|Zt

- B2 ~288L

| O ZEE: 75-93%

- F2 7t9] CYP2C8 E4(98%)8 Silf CHALEIM, CYP2D6 E4Q2%)8 St Atz ¢

CHAL LIEf UGT1A1, UGT1A3 4 UGT1A8 BA0 o5t 222 S5 20 THAIS
HA.

- BEZD): (Terminal) ~25A|2¢

b & - dag 8L/AIZt

- HfA O 72%, A 25%

© FEd ¥ Mg o4H A4

PNH granulocyte clone size 10% O|4t, Hb<10g/dLO|HAM Anti-C5(Eculizumab or Ravulizumab)
6701 O|A E0i5t MOl PNH &2t CHAF Iptacopan(n=62) vs. Anti-C5(n=35) 24F £0{o] &4
 otHAM It 222 HiE, open-label, Ct7|&, 34 AN Engl J Med. 2024 Mar

74 '390(11):994- 7008)

- 24%310| 28 90| Hb7t 7|12AM ChH| 2g/dl OlAF 2716t 3A9| HIES 82.3% vs. 2.0%(xfo[:
80.3% [95% Cl: 71.3-87.6, p<0.0001])¥1, £& SI0| Hb>12g/dl SA|E &Re| HIE2 68.8% vs.

F2 1.8%(*0: 67.0% [95% Cl: 56.3-76.9, p<0.0001])Z LIEtL} iptacopan —.—04—_r101|k| S0|5HA

e =ACt

- A 22 A O|MEIZ2 82% vs. 80%Z T T 7 RAIBIESH, 77t
vs. 3%), HAH15% vs. 6%), BIRIFRE(11% vs. 6%), 22(10% vs. 3%

e

N

|0I'

FO|AMEIEOZ E5(16%
O] E&|UCH.

St
—
=0
S

=1

@ 20 HE (DA A2025-102% Mptacopan ZAFA|, 2t1)
- S{7tAret e L OFf 7|& RO Al 2% 50 4, 0|e MY =EQIRH

7, E3td ORI A = Z(PNH)

1) &0 Ly of2f & siLfol| shig
(1) PNH granulocyte clone size>10%, LDH>1.5%XULN, C5 <A|A|(Eculizumab
L= Ravulizumab)E 37| 822 F0E £ gl= T 18M| O[H0N FHS/mFEH /4
BH/HEZ2H= F st siEst= 49

(2) C5 HAIAIE 671E Old 20HE ROt Hb(10g/dL E= R2E SC2= Ui

2) = E7h 6/HE0C 2LIERSIH F0 7Al 6iF 7t
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@ WAA OfZt YMARZE BA HLE

AEHOAD OpSERS Hmphia| segjlaz SE02|A2
A|2k2]A St HIE|A st= ot= St OtAE2FA|H|7F
Iptacopan Pegcetacoplan Eculizumab Ravulizumab
A‘I_E_ al %nPEk
S S 200mg/C 1,080mg/20mI/V 300ma/30miV : 310000Tngé /3{?'4]\{/'\/
- ZAMA| (A7 FEA
A 37 TR S 2 @iz 0 ZAH (A7ERAF X)
Complement Complement C3 S
2k2 7|2
4871 Factor B inhibitor inhibitor Complement C5 inhibitor
. PNH 0 0] (0] 0]
= aHUS® - - (0] 0]
2| NMOSD™ - - 0 0
= i = - AchR &4 24
G ' augsagusEotey)
PNH granulocyte clone size?t 10% PNH granulocyte clone
_ PNH granulocyte clone
0|4}, LDH>1.5xULN, size7} 10% O| A, siz27r 10%y ol At
C5 2AAMAl(eculizumab £ LDH>1.5xULN, LDH>1.5xULN,
ravulizumab)2 27| SL& Eog & ok 184 O] 4t OF 18M| OAl
gle 2 18M oY HYUS/MBHAIRY/HERA | T ©
= = . 201X Ol AtS 2 =| YHdS/MmRY /ARH/
waoaple | BUESMSHARH/EEIAE 2 | 2/AM L 8% b o &) L SCRINTE I
PNH) siLto] s stitoll s cE=E= s °
C5 AAMA 6708 | C5 AAH 374
oy =54 ol 50 Eculizumab AR 6711 0|4
£0{5t%oLt Hb < | E0dateLt Hb < ) :q;qzze ©
10g/dL &= B8 10.5g9/dL £& =¥ T 5 -
oz W Eo 222 Soz LDH<1.5xULNQ! ZB&
T WA F0 TRA|

Azl w2t 27/8% 13| S0
2% B9 R18Y

8Z0IC} IV inf, 25~555 OfAf

22F
s % 23|(D1, D4) | H 43 600mg = 13| — (;o .
T 200mg bid PO 1,080mg SC, | 232 900mg 2Z0IC} IV inf, |FOSBW
i mg inf.

(PNH, 2 30~6027+ Tr 355 o0&k 2,400mg—3,000mg
(60<BW<100)
2,700mg—3,300mg
(BW=100)

3,000mg—3,600mg

ZAlEOIHI2 7t =B =4, =01
LIS HY) a2 Gy wiegd, wd,
2N 55, QR EHE AME AlEZ
§§7|7|‘04 oo, 55, Jo=E, LT,
O|AHES HO| 2 AL S 81|22 21 R R I
(>|°0'3/s) Hols ot Marmsiz= | =2, WELZAS, MPAY | 4YIE4Y, £5, 2At
o | T-a 1EB_EO, ]Ili _I?_E_:i% _Or_|ZOFOEI o E
= ' = ' o, Yo,
MAles, H=, HUSHZ, BES
7|7::|, H’l‘!‘EZl_l, :1_:1_7_17_.”55 3&7|5 AOF=
NHE E& . o =l oo
—Eer e i, QS22 2HH
300mg) 5,044,087/
o7t 486,9469/C 3,408,625%/V 3,600,0009/V E1 1002:9) 17 149 89581V
8% o} 54,537,952¢ 54,538,000 43,200,000¢ 51,449,685%
(PNH/21/60kg) =01 Al 2R EH 2|ch H 8262+
HR e | Y, agen | Wy, Age | $y, Age

*aHUS: atypical Hemolytic Uremic Syndrome, **NMOSD: Neuromyelitis optica spectrum disorder
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QFAl Point

+ Iptacopan® 7|Z XIZ0| BSAQI WA ORZF HMARZ(PNH) BRI At
g3 4 9t
g0l =8 Jhssin, 282

ket
=2 (s =8 23 HIZ 20|2tk)

o Z|Z9O| AF1E PNH ZBAHZE 1€ 25|, AlA
URNS dR0= 7Isc Ue| 15 E2FH=
= A 28 A= MIHsit.
C5 Z|&EH (Eculizumab, Ravulizumab) £0 2HAt7} 0] ¢¥o=z2 3|
Al Eculizumab OfA|2F E0{ & 1= O|Lf, Ravulizumab OfA|2 E0 & 63
O|Ltf EO{ A[2tsiCt,
o ZESH CYP2C8 AHA[AH|QF HE Al 0] o] 20| J7ISIEE HES I

=
- S8 V1 & €5 2P 2HE 2 Y ZLIEZ0| 225HH, ST Al DfAE £
I.

] = o

-_

) =2 =2H-d o
o 3 24 277 8Y 23 Y BNE TUHY oo 3}
e

1. 2|y 5|22 =2l (helpline.kdca.go.kr)

1. Oral Iptacopan Monotherapy in Paroxysmal Nocturnal Hemoglobinuria (N Engl J
Med. 2024 Mar 14;390(11):994-1008.)

2. UpToDate™ (uptodate.com)

3. Expert Consensus on the Diagnosis and Monitoring of Paroxysmal Nocturnal
Hemoglobinuria (PNH): An Algorithmic Approach in an Era of New Treatments
(Eur J Haematol. 2026 Aug 31.doi: 10.1111/ejh.70294.)

4. 9|F=ZEOtA LAt (nedrug.mfds.go.kr)

HLEHMAPEIH +2|& (www.hira.or.kr)

6. Lexidrug™ (online.lexi.com)

v

E SN0 L2 Hate| HQIHQI oHOR (M)SHYELS| A Zsots DHES UY{CLICL B EMS SO
202 HAEUOH, M LHRO E8-AYUM 0|22 YMOoz ISt UYLLICHOMIY 23 B2 I, 8 WY 2
23] HAl).
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