_WY,LY)\YYJ\YY,LY)\YYJ\YY,LY)\YYJ\YYJ\Y)\YYJ\YYJ\Y)\YYJ\YY,LY)\YYJ\YY,LY)\YYLYY,LY)\YY)\YY,LY)\YYJ\YY
A T AT T Y Y LYY AT Y Y Y AT Y A Y Y Y LAY Y LAY Y Y Y AT Y LAY Y Y Y ALY Y LYY Y Y AY T AY Y Y Y LYY AT Y Y Y AY T AY Y Y Y LYY L

J RV T 4R D7—hREH

IRERIELD
! NOVARTIS
HRHERXE/FA1ITE23H LS

R/ MELXFET—
https://www.novartis.co.jp

MEDIA RELEASE
2022412 H26H

OB BIFRAAL
ST 4 AT <R &

ZOEENT, VT 4 A (R R R—FL) HN20224E 12 H 8 B CGRHEER) ICRELEZLOE
AARGEICEER () LeboT, 2EERE LTEtT2 80T, BRONER L OWRIC OV T
X, WEEMEE SN E T, ABINVEIXHATIIARAR T, HFEMIZL. https://www.novartis.com & Z
ZRTEW,

J NILT 4 ADROGRERZE iptacopan., #HABEEFEERAED PNH
BEICBVWVTHRERMNEREDHAINESJOEVENDLRZTRT

o ZE 1l 48 APPOINT-PNH B (X, #HABEEERABORERHRBAETI/ DE
VRIE (PNH) BHEICBULT., TEFMIER &M L

e APPOINT-PNH ®DT—4 [ APPLY-PNH D$ER E—B L THY . f@AREE
FKAED iptacopan HEBEDOHN LY DEIE T, BMEZTTICTANA—X54
VEHBRLTERMEEZEDOHAINESI OE VEDEMAER IN-Z EMNFR
nf=t

o MCSHMMAREIZKDABRIZENMD LT, PNHEZFDOKES ZBEMAEKET &
EL. HIMZET S, PNHIZIZR CSEETIEIRMUTELRWNWERGT A Y
k=—XHhH 5

e APPOINT-PNH BB DFER(E. §%&. EFRBTHERIN. 2023 FOKIRH
FO—EHELTEENDTE

20224£12A8H, RA R = "—EILFE—/ LT ¢ ZFAR, MR ERE (HLCSHt
RIEEE) RIGEDOPNHL N BE 2%t 5 & L TR Oiptacopanit® 1 BLAE L O I
FHAPPOINT-PNH#ER (NCT04820530) 23 FEFHHEE # ik L7 2 L 2K L E
L7c, AR TIEL, 24K 5 Tiptacopan (200 mg, 1H2[F]) FLHBFE DR OF
A0, i %2 TICEKRMICERO D H~EZ7 e B EDO B (RX—RF 4 20
52 g/dLU LD EF) MER SN Z ENRSIVE LT,

ARBRIZF T Diptacopan HAPFRIED L &M 7' 0 7 7 A )Vid, THE TICHE ST
WHT—HE—EHLTWE L7167, FEHIZRRE R, 4% OESR®E TREIN,
2023FEOEKRBHFEICHEEND TETT,

J VT 4 ADPEBRER B - ARETTEIBA T SRR B T & % David Soergel,
(M.D.) [ FKD X ST~ TWES, 5 T4 APPOINT-PNH 38k T 5 av 7o 4

(R E AR 1361 2 3B RITFEH I Dm b 0T, ARBRIE, PNH (IZ

%9 % iptacopan D 2 DHDFER L 720 £ T2, T OIEROA LMD EEETH 5 FIEE


https://www.novartis.com/
https://www.novartis.co.jp/
https://www.novartis.co.jp/

PEZ T2 b D TT, RRBROFE R A ICIZ, iptacopan 2 PNH (259 % fc ) Dk
OHANREET5 2 & & BERIC, BAVEISICOWTHFEZRF L TWET, |

e HAFR S 725 A APPLY-PNH #RBR Cld, 2 >0 EHFHlTHEE 22k L, Bt
CS PUAIRIZ X 2 aHERIC bbb b T & M AR L T\ 5 PNH RABF TN

T, iptacopan (FHL CS K (=7 V A~ T XITF7 7V X~7) IZxT HE#EMELZ R~ L
F LS,

ZORBRTIE, 24 HER T ZZ T TICAT R B ERR—AT A UG 2
g/dL LA EH M U728, KOV 12 g/dL DL EIZ#In L= BE oEIG 3, §1 CS L L
LT, WL RICHE BN OBRMICEROH D HINEZ/RLE LTS,

ST 4 AT AKWFZE A ATREIC LT B L ONRBRE R ERTORFH], fFHH. £ LT
BRI 72 B0 ARATEGH 95 & & BT, iptacopan 2% PNH (2% 2 ) O#% 1 HLH
FAEDRIL & 2 D vRetE A gl &Rt EBR L TnhE £,

Iptacopan | LMIZHIASTENER E K (CMKD; Complement Mediated Kidney
Diseases) T# % C3 BJE (APPEAR-C3G il [NCT04817618]) . IgA &IE
(APPLAUSE-IgAN &5 [NCT04578834]) 33 & OV AR fn 14 R R i i (B o
(APPELHUS %% [NCT04889430]) DEA Zxt4 & L5 I AHFER 2 5566 L TV
£ 7%

55 111 AH ESIRRABR APPLY-PNH #BR D7 — & & KEMLK 72 THEER. /ST 4 A
7 7 —~1£2022 45 12 H 13 H® 18:30 CET/12:30 ET R HEE K01V Eahi i 4 B
BLET, AR =27F v A MI, /SN T 4 ZADOT =7 A K
https://www.novartis.com/investors/event-calendar 767 7 A TE£4, £,
BETHZOBESAHETT,

% 111 48 APPOINT-PNH RERIZD LT

APPOINT-PNH (NCT04820530) %, #i CS bifk#%E (fil.=27 UV X~T7 L7 7V
A=7) OHEREEARIEFNR A PNH BE A2 x5 & L7, iptacopan200mgl H 2 [A]
& O HEAIEE O M OV M2 N3 585 I FE, [EESIEFE, ZhEskitmE, FEE
B, HEEABR T4 12,

FERHGE E X, 24 B SCCORMERRIN 2 5 1 FIC~E /B ERR— AT A
25 2 g/dL LU SN U 7= BB OEIA 2595 2 & T L7z 12, BIRGHETE B 1T
ARMEREG M A 52T 5 2 & 72 <, ~EZ 8 EE 12 g/dL BL E~O NN % FHger I 2Rk
L7t oBIE . Wiz LEE e LW EBRE OBIE . ~E 7 v v EOFEEZE
&, ALEBUKFEEESE (LDH) EOYHZERE, 7 LA 7 Z—EiOFREEL=, HEIR
TRMERE O AL B, 5 DL, BIOTEEMEAEESG A X FOFEHRN
GENE L,

REMEBATS OE VRE (PNH: Paroxysmal Nocturnal Hemoglobinuria) 12
2T

PNH /%, \ABPED O HEEE AT AENEMIRAL R T 25, PNH R, @il
M%(% ffb JRIMER, FMER, M/ MRIZER « 50632 Z & TE 5l
) &Rl ?&%E’J”Tfﬁiﬂﬁzb\ ZHUC K AR KL D RMIE 2 0T VIR
MERNPEA SHUE$ 25114 ZofER . MENEL (0EN TORMEROMEE) <
I AR . (3 H+BJ§%H$BJ§T@§?E&%@EB’Z%) MAET, &l (EER R MER & D
2N ARE (MOBRORR) | Y. T OMOATEOEIC B L FF N
JERA G & ShuEd 11,


https://www.novartis.com/investors/event-calendar

R, 2HERT 100 5 AD 72 0 K9 1~2 ABS#721C PNH & Bl S5 LHEE S h T
WET 1116, PNH 2 X OERTHIIET 5 TR 5 D £, D% A 30~
40 Cazlr S CUVET 17,

PNH 4 OKEE, i CS HilE (227 ) A~ T E7E5 7Y X~ T7) (2L BIEK
WZH b b3, Ao 2 5 LM KAFE LTV, PNHIZIZH CS BETIE
SHLTX RVERRT v A v b=— XAMFE L E T 21H151809,

iptacopan IZ2UL\T

iptacopan |Z, AR O BRF2FERNE LTHET L7 7 —A M- A2 - 7T R
DR ARG OIERHE T 13, CSHERRED LR TEM L, MENZZT T < s+
\Z8B1F 5 PNH O s PRI LET 13, Z D78, iptacopan [E#% 0 HAEE E LT
DOFEPRE 22U 5 & T, PNHIZEEG-T 2 FE AW FHIER O —# 2 1E) & 5
5T &ET, HUCSIHIEL Y bR EOREDRH LD TIEROMNEZEZ LN TNET 15,

) INIVT 4 ADINA T AT 4 FIVARGEHT CHE AL & 472 iptacopan 1, BLFE, BEHE T
b5 C3BIE, IgA BIE, FRMMAEMMIRFEE (aHUS) | BREREE (MN) | v
— 7 AR (LN) | BLOMEEE ToH 2R Ml MR MR EER  (ITP) 0%
MEEERIE (CAD) 7oL, ERRT Ay b=—ZAPFEET 5% < DFIIRIENERR
& (CMD; Complement Mediated Diseases) Z x4t & L CHIFENED bt Tu\E

o

‘d—

PEROAFRFE L F NHRBROE EMN /2T — X I1ZH-5% | iptacopan |% FDA 75 PNH
(Zxd D BIITE R E . FDA 38 X OVEMA 76 PNH 35 X OV C3G 12kt 3 % A
P ES SR E . EMA 726 C3G IZxtd % PRIME $57& & IgAN (24 % A I
HEFESIEE 2T TUvE 3 2023,

J RNILT 14 RITDWNT

VT 4 AT KO FRELETZO0REHOTDIZ, ZnbDEEDORKZ
MNTWET, bR, BEGOTa— VY =T 4 TR R=—L LT, &
BB P T OENT 7 ) u =2 L, ER=— XOEWEIKTEEL b7
SIRRIEDREZT> TR, FEEAEOTOIC, BICTHR Ny 77 T XDH%E
AREAZKE L TWET, /20T ¢ 208GE, R OBALL EOBE I AIZ
BN TWET, Flo, BIbiE. /70T 4 ADOEFOIEFRIEICEL L DART
JEBATE DL IICHEFNRGIEZERLTCWET, M1 TAOFERHRFO
PSIVT AT TEY | ZOEEIT140 0 ELL BICB L OE T, FEIEAR— LA —
D TELSTZE,

https://www.novartis.com

LLE
1.  Novartis data on file.
2. Cangado RD, Aratjo A da S, Sandes AF, et al. Consensus statement for diagnosis and treatment of paroxysmal

nocturnal haemoglobinuria. Hematol Transfus Cell Ther. 2021;43(3):341-348. d0i:10.1016/j.htct.2020.06.006.

3. Dingli D, Matos JE, Lehrhaupt K, et al. The burden of illness in patients with paroxysmal nocturnal
hemoglobinuria receiving treatment with the C5-inhibitors eculizumab or ravulizumab: results from a US patient
survey. Ann Hematol. 2022;101(2):251-263. doi:10.1007/s00277-021-04715-5.

4. Debureaux PE, Kulasekararaj AG, Cacace F, et al. Categorizing hematological response to eculizumab in
paroxysmal nocturnal hemoglobinuria: a multicenter real-life study. Bone Marrow Transplant. 2021;56(10):2600-
2602. doi:10.1038/s41409-021-01372-0.

5. Debureaux PE, Cacace F, Silva BGP, et al. Hematological Response to Eculizumab in Paroxysmal Nocturnal
Hemoglobinuria: Application of a Novel Classification to Identify Unmet Clinical Needs and Future Clinical
Goals. Blood. 2019;134(Supplement_1):3517-3517. doi:10.1182/blood-2019-125917.


https://www.novartis.com/

10.

11.

12.

13.

14.

15.

16.

17.
18.

19.

Risitano AM, Réth A, Soret J, et al. Addition of iptacopan, an oral factor B inhibitor, to eculizumab in patients
with paroxysmal nocturnal haemoglobinuria and active haemolysis: an open-label, single-arm, phase 2, proof-of-
concept trial. Lancet Haematol. 2021;8(5):e344-e354. doi:10.1016/52352-3026(21)00028-4.

Jang JH, Wong L, Ko BS, et al. Iptacopan monotherapy in patients with paroxysmal nocturnal hemoglobinuria: a
2-cohort open-label proof-of-concept study. Blood Adv. 2022;6(15):4450-4460.
doi:10.1182/bloodadvances.2022006960.

Novartis investigational oral monotherapy iptacopan demonstrates clinically meaningful superiority over anti-C5
treatment in Phase III APPLY-PNH study. Novartis. Accessed November 4, 2022.
https://www.novartis.com/news/media-releases/novartis-investigational-oral-monotherapy-iptacopan-
demonstrates-clinically-meaningful-superiority-over-anti-c5-treatment-phase-iii-apply-pnh-study.

Novartis Pharmaceuticals. A Multicenter, Randomized, Double-Blind, Parallel Group, Placebo-Controlled Study
to Evaluate the Efficacy and Safety of Iptacopan (LNP023) in Complement 3 Glomerulopathy. clinicaltrials.gov;
2022. Accessed September 20, 2022. https://clinicaltrials.gov/ct2/show/NCT04817618.

Novartis Pharmaceuticals. A Multi-Center, Randomized, Double-Blind, Placebo-Controlled, Parallel Group, Phase
III Study to Evaluate the Efficacy and Safety of LNP023 in Primary IgA Nephropathy Patients. clinicaltrials.gov;
2022. Accessed September 21, 2022. https://clinicaltrials.gov/ct2/show/NCT04578834.

Novartis Pharmaceuticals. A Multicenter, Single-Arm, Open Label Trial to Evaluate Efficacy and Safety of Oral,
Twice Daily LNP023 in Adult AHUS Patients Who Are Naive to Complement Inhibitor Therapy.
clinicaltrials.gov; 2022. Accessed September 20, 2022. https:/clinicaltrials.gov/ct2/show/NCT04889430.
Novartis Pharmaceuticals. A Multicenter, Single-Arm, Open-Label Trial to Evaluate Efficacy and Safety of Oral,
Twice Daily Iptacopan in Adult PNH Patients Who Are Naive to Complement Inhibitor Therapy.
clinicaltrials.gov; 2022. Accessed September 21, 2022. https:/clinicaltrials.gov/ct2/show/NCT04820530.

Hill A, DeZern AE, Kinoshita T, Brodsky RA. Paroxysmal nocturnal haemoglobinuria. Nat Rev Dis Primer.
2017;3(1):17028. doi:10.1038/nrdp.2017.28.

Schrezenmeier H, Roth A, Araten D], et al. Baseline clinical characteristics and disease burden in patients with
paroxysmal nocturnal hemoglobinuria (PNH): updated analysis from the International PNH Registry. Ann
Hematol. 2020;99(7):1505-1514. d0i:10.1007/s00277-020-04052-z.

Schubart A, Anderson K, Mainolfi N, et al. Small-molecule factor B inhibitor for the treatment of complement-
mediated diseases. Proc Natl Acad Sci. 2019;116(16):7926-7931. doi:10.1073/pnas.1820892116.

Novartis investigational oral therapy iptacopan (LNP023) receives FDA Breakthrough Therapy Designation for
PNH and Rare Pediatric Disease Designation for C3G. Novartis. Accessed September 22, 2022.
https://www.novartis.com/news/media-releases/novartis-investigational-oral-therapy-iptacopan-lnp023-receives-
fda-breakthrough-therapy-designation-pnh-and-rare-pediatric-disease-designation-c3g.

Novartis data on file.

Novartis announces European Medicines Agency (EMA) has granted orphan drug designation for iptacopan
(LNP023) in IgA nephropathy (IgAN). Novartis. Accessed September 22, 2022.
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-
orphan-drug-designation-iptacopan-Inp023-iga-nephropathy-igan.

Novartis received European Medicines Agency (EMA) PRIME designation for iptacopan (LNP) in C3
glomerulopathy (C3G). Novartis. Accessed September 22, 2022. https://www.novartis.com/news/media-
releases/novartis-received-european-medicines-agency-ema-prime-designation-iptacopan-Inp-c3-glomerulopathy-
c3g.


https://www.novartis.com/news/media-releases/novartis-investigational-oral-monotherapy-iptacopan-demonstrates-clinically-meaningful-superiority-over-anti-c5-treatment-phase-iii-apply-pnh-study
https://www.novartis.com/news/media-releases/novartis-investigational-oral-monotherapy-iptacopan-demonstrates-clinically-meaningful-superiority-over-anti-c5-treatment-phase-iii-apply-pnh-study
https://www.novartis.com/news/media-releases/novartis-investigational-oral-monotherapy-iptacopan-demonstrates-clinically-meaningful-superiority-over-anti-c5-treatment-phase-iii-apply-pnh-study
https://clinicaltrials.gov/ct2/show/NCT04817618
https://clinicaltrials.gov/ct2/show/NCT04578834
https://clinicaltrials.gov/ct2/show/NCT04889430
https://clinicaltrials.gov/ct2/show/NCT04820530
https://www.novartis.com/news/media-releases/novartis-investigational-oral-therapy-iptacopan-lnp023-receives-fda-breakthrough-therapy-designation-pnh-and-rare-pediatric-disease-designation-c3g
https://www.novartis.com/news/media-releases/novartis-investigational-oral-therapy-iptacopan-lnp023-receives-fda-breakthrough-therapy-designation-pnh-and-rare-pediatric-disease-designation-c3g
https://www.novartis.com/news/media-releases/novartis-investigational-oral-therapy-iptacopan-lnp023-receives-fda-breakthrough-therapy-designation-pnh-and-rare-pediatric-disease-designation-c3g
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-orphan-drug-designation-iptacopan-lnp023-iga-nephropathy-igan
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-orphan-drug-designation-iptacopan-lnp023-iga-nephropathy-igan
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-orphan-drug-designation-iptacopan-lnp023-iga-nephropathy-igan
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-orphan-drug-designation-iptacopan-lnp023-iga-nephropathy-igan
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-orphan-drug-designation-iptacopan-lnp023-iga-nephropathy-igan
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-orphan-drug-designation-iptacopan-lnp023-iga-nephropathy-igan
https://www.novartis.com/news/media-releases/novartis-announces-european-medicines-agency-ema-has-granted-orphan-drug-designation-iptacopan-lnp023-iga-nephropathy-igan

