2o [Z4=200, 400, 600, 1,200000|3=T724 (<20 A HIEL.581=) (&

Miz2|0H(ZF))

b <M ME

00
It
00

W
Z2HAE (M2l 2f)

1Z1< £ Odevixibat Sesquihydrate 0.207, 0.414, 0.622, 1.244mg
(odevixibat2ZA1 0.2, 0.4, 0.6, 1.2mg)

SIM LY X| O|uy A of *”"E”% et7stoy ‘A200, A400, A600, A1200°0|
HEAIE AR ofolHe|M  StE SIM - AME FIA gl SHE SIAH
2h-5H5 ofo|E2|Al | AhSHE FEAMo| F RS AW SA

M=z 3o ol MM JiEd Zhf =HE A (Progressive

Familial Intrahepatic Cholestasis, PFIC) &tAle| AQUS x| &

1. HEEE

o <keol AHZA 2 40mceg/kgolod, o ot 1 135 AAIRb &
H =EZstct,

37 =of Zao] IMEX e 12 & F0{Z0| 6mg2 =1}

1<
oA 12 13 40mcg/kg® =T 120mcg/kgZ7HX] &

SHX| 2=

et = Ach

[ 1]2 12 13 40 mcg/kge| HZE o Zst ME 78 1
z AT 22Fo|ct.

2k 200 mcgzt 600 mcg2 AMZ 19.5 kg O|2tel EXlo| AlZst=
RAE FHE ot (473 Ha].

2
°f 400 mcgzt 1200 mcg2 HMF 19.5 kg Ol&Ql EAtol| AtEsH=
2 oot [He].

[ 1] 40 mcg/kg/Le| HAIEEF

HZE (kg) 5 12 8 (mcg)
7.4 0|5t 200
7.5 ~12.4 400
125 ~ 17.4 600
175 ~ 25.4 800
255 ~ 354 1,200
35.5 ~ 45.4 1,600
455 ~ 554 2,000
55.5 0| At 2,400
2. 588 % 47
o] eko| =82 =27l 42, e Y =532 Jtsg o we| 5
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Zotct 1 13 &3 =1fstA| 2otof st

3. O|AtHES ZZ|E st Foi=x=HA

2 &Ate| AN AZE AlEE = JAESF, 0| 2ol F0o{E Alzts)
7] Mol 2t 7| AAlol tist 7| %o HE mjEHE =Elstch o] <F
S F0st= o 2t 7|l AAHO: &2l oto|k Mol EA[ALT],
ofALIZEA olo|lk MOl EA[AST], & Ye|FHI[TB], &Y dz|
ZdHI[DB] & =2H ZE=Z3l H|E[INR])E ZUYEESICE A2 ZF A}
Z1le| o|Ato| EolEl= A% = AN ZIFn AdX[st= 40|
LEE= A, 0] 2o F{E LA FX|stct

2t 7l BAF 21 o|alo] ZIMRIZ SSEHL, MEZ22 7|XXZ2 ot
Metz|d =X 22 40mcg/kgollAl O] kS CIA| ARG AE
st MAEst A uiekdo w2l SEsich 2F 7ls dAF 22
o|Ato| AMest= A, 0] 2E AFPMoZ Fthol= AS Lo{sich
SHAZF 2 EAF 7™ A4 O|HIE(of, MU F &, 55, 72ty & ¥
S)E A= 8% 0| &2 I8 oz FChetrt

<0|3} M2k>

391(ZHaH A EhE )
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00

(1) HA Rgto| SN
O XM 7}=EM ZHE == XS (Progressive

Cholestasis, PFIC)1)2)3)4)

Familial Intrahepatic

- ("e]) M JI5Md 2l HEHAS(PFIC)2 BHE dAds Wallste 7t
MEZ 7o EEHMBe HElZ LiElL= HM ZAsto =z RolA|Z|of &
AH0| A[ZFE|O{ 10AM| O[Ol ZtdEH ez T = Aatel PFICe Ad X
2 FlHIEr ZIEM ) ZHASH ZEMEAE ) 7t S4A2 ofV|sto,
Sl 2HE ZHIME =5 A|AH RAALe] =9dB0[2F ZEHOo| U=
A 24 A skl

o}&d 3
T8 Xt A SELES oAl EM
(subtype)
hosphatidylserine cholestasis, mild; lobular
PFICT | ATP8B1| 18g2i—pp| Prosbnatidyiser o Wil !
flippase(FIC1) fibrosis
canalicular bile salt . .
PFIC2 ABCB11 2024 canalicular cholestasis
translocase(BSEP)
phosphatidylcholine(l
PFIC3 ABCB4 7021 ecithin) cholestasis
floppase(MDR3)
tight proteins; cholestasis; progressive
PFIC4 TJP2 9021.11 organization of liver disease in early
intercellular junction childhood
neonatal-onset
nuclear bile acid cholestasis; severe
PFIC5 NR1H4 | 12g23.1 .
d receptor FXR vitK—dependent
coagulopathy
maintenance .
PFIC6 MYO5B | 18g21.1 , cholestasis
hepatocyte polarity

PEEEEEEERELES RN

2) Goldman-Cecil Medicine. 27e. 2024

3) Harrison's Principles of Internal Medicine. 21e. 2022
4) Handbook of Liver Disease. 4e. 2018



B = . e
/ \r ™
f Chaolestaml

Tight junction

Aminophospholipids

Elood PFIC
Bile acid synthesis
PE, PS !
N
PFIC2
00
Primary bile acids es‘ %a
- Cholic acid 2/3 0 I'%.
- Chenodeoxycholic acid 13 BA Canalicular transport
Phosphatidylcholing PFIC2

\ Hapatocyla
\‘-\,__

Paracellular pathway

Figure 1  Canalicular transporters involved in progressive familial intrahepatic cholestasis (PFIC) types 1-3: {A) FIC1 maintains the
enrichment of aminophospholipids on the inner leaflet of the canalicular membrane, BSEP transports bile acids into bile and MDR3 trans-
locates phosphatidylcholine into bile; (B) PFIC1, PFICZ and PFIC3 are due to functional defects of FIC1, BSEP and MRD3, respectively. PS:
phosphatidylserine; PE: phosphatidytethanolamine; BA: bile acid; PC: phosphatidylchatine.

(B4 T2 AdMSMoz HEHA, 245, &E 50| U204, PFIC 1
8, 282 dUtMoz M=% A thof LIEILID, PFIC 382 wot7| Z=uk
ots7| E= &2 Mel7|o gdle = o0, y-glutamyltransferase (y
~-GT) &do| B7tet. =t MAME, HdZMANS oE ) ke MAL HE
&, B HME sk M5, 2 XNYE 30| LIEE = e, FF &~de
2 Y LHEE, 58, Y 59 =M U4E™ TAS Hol7|E &

(Fleh =2HE "ol dubdel flels diM e F PFICO| o|al=H Ya|F
Hl, Z0l-Z2 FEtL Molga 3o At =30, AFH HHEEA,
A|laH da S9o Justa diHoz EHHEMASS &elsin, 7F =3

(2% PFICE xoldlMe HEEAMS

20| ™A PFIC2l 2/30 sHEst

PFICS| &dE2 H=ts|l &zl Hi=

2 1/50,000-100,0002= F=H4&.

(6l ) PFIC 182 wot7|ofl o] 2Hsio], FAY, H4EXA & wFot
5

7ol 2| 2k &

Aelel 10-15%0[04, PFIC 18,
C 3d&o| PFIC2 1/30 alide
O

L, A ez = HUE

T =—
ofl
IR

2 Zieh wo| 280l o0, PFIC 38 Zizstel ZHENMoR wa
Ry Aeol US. PFIC B Yyrsoz Melo| =7| Hof 7+ A
B3 27| 2+ Daro| LA,

(X&) FFA203A|E2Hursodeoxycholic acid, UDCA)(20-30 mg/kg/d)

5) Jacquemin E. Progressive familial intrahepatic cholestasis. Clin Res Hepatol Gastroenterol. 2012;36 Suppl 1:526-35
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2 o|8¢t X|BI} BE R MY JEH 7H HEYHMES TR &
ofe| x|EX dHo=z NE{E|ln{, O|2o| = rifampicin, cholestyramine,
fiorate 52 F0ig = US. €5 19, 28 &}z =82l EHr Mzt
= Lo IEHE HjHsS 22 5+ AL, o|z{st X[==0| A Al ZH0[4]
=0to| wdet x[=el.
SHEHAMZE Qs 24E2 3| &2 bile acid transportere| M ZE EZt
T2t2 Wellsto] X[28 = U204, odevixibat(40mcg/kg qd)o| 370

(@)
O| 42 PFIC &HAte| atE X[ =ofl 37t=0f US.

vy b

Q) zuzary (3) drann



(2) o8 S

O AMHEEZS “MZ 3711 o|atel RAM JIE5M Zhl ©E ™A (Progressive
Familial Intrahepatic Cholestasis, PFIC) &tXl2| A= X270l & 7tgk2
2272t=35 DMHolM 3| E

oFM| 2, 3|Z&Fe| bile acid transporter& X[ 5to{ Z
Lot Mo BHEAM MEFE HAaAZ|= 32 HEA =5(ileum bile acid

transporter, IBAT) MaHA &,

- B USIRUM RLMOZ X8I0 HEM MESES ULATID O
T2 Sot BEM HMAS S B U HEM STE ULAZ

FU)IH\
AT

IBAT
SLC10A2

COOH

Redirects bile acid flow by
/ inhibiting reuptake by IBAT
( &
Interrupts recirculation

of bile acids to the liver x

Clinical effects of IBATi in cholestasis:

¥ Improvements in pruritus (itch)

¥ Reductions in sBA

Increases fecal bile

acd excretion ¥ Improved transplant-free survival




(3) WM H AR =ZX[E

O WIIAMB)7)8)0f| A EHEEAAM ZOjlZ 2Tt AUF2S SHUM HEM =5
el xctez EZbeetg A st X[2g = pA20{, ursodeoxycholic
acid, X4 d|Etgle] =1 e Al ZiolAlg g = AL, 371
o|ate| XM JiEM 7Y EHE HA 2Xte| 24T X =0 MHEEO| 5
Jt=lof Actn AZE. w5 AATBXHNNM HEHAY ZHE o] £
ot= X2 2| conventional medication@Z Ao 2! AMolof|A IBAT LAIA|
Z AMEEZO0| DI UF.

— EASL guidelinedl|A] EEAEAMAH 2HEste] &4F X[=2| conventional
medication2 2 UDCA, rifampicin, fibrate, IBAT XX & H21s5HH,

PFIC 2& 2tXfollM ZHo|A] o|Fof| a~¢F 2tstE 250 IBAT XA 2

A~

AMEES e F

o| =
AN -

oz AZE(LoE 2, strong recommendation,

strong consensus).

[ Pruritus management ]

[ l

Paediatric ] [ Adult

(S

[

Conventional medications:

1. UDCA®
2, Rifampicin (firstine
treatment)

3. IBAT inhibitors (ALGS
and PFIC)

l

Less commonly used
medications:

1. Cholestyramine

2. Antihistamines

3, 88RI (serfraline)

4. Opioid antaganist
{naltrexone)

5. Chaperones (4-PB)

L

6) Goldman-Cecil Medicine, 27e. 2024
7) Handbook of Liver Disease. 4e. 2018

k! i 3

Conventienal medications:

Conservative treatment:

+ Skin emollients

. Fibrates (firstding

= Short nails freatment: bezafibrate

fi i ¥
= Good hygiens y :;t:f:}.ra te}
+ Avaid hot baths and high S )
lemperaturas 3. Rifampicin
= Avoid woal and other 4. IBAT inhibitars (ALGS
and PFIC)

fabrics that amplify pruritus

l

Less commonly used
medications:

1, Chalestyramine
2. 85RI1{serraline)

3. Opicid antagonist
(naltrexamne)

4. Chaperonas (4-PB)

{ 3

Episodic cholestatic pruritus:

Chronic cholestatic pruritus:

1. Passiole: MARS or
plasmapheresis

1. Mechanical'surgical
interruption of the EHC

2. Liver transplantation

8) Goodman&Gilman's: The Pharmacological Basis of Therapeutics, 14e. 2023

9) Verkade, Henkjan J. et al. EASL Clinical Practice Guidelines on genetic cholestatic liver diseases. Journal of

2024;Volume 81(Issue 2):303-325

Hepatology.
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O [PEDFIC1]10) 2~QF M EHEAHsBA) =X|& HEO|= PFIC 1H

(L= PFIC 2822 ZIchdt2 Aof &XHNE Ao R 2 2k(n=20)CHH| Al
ME T (odevixibat 40ug/kg(n=23), odevixibat 120ug/kg(n=19))2 F=4
= QItst 243 111 F2u™, o|SWAH, Ch7| 2t 34 rAd A}

- [1X} HIXIE] 24F A 225 7HM12) 2HX} H[E0| odevixibat 40ug/kg
o 58%, odevixibat 120ug/kgT 52%, ¢ 30%=E AMEEZELOM F2
st JIME HY¥=(model-adjusted mean difference 25%; 95% ClI
8.5-41.5, p=0.0038)13). Lt 24FXt @& EHFHL BF314) 2HA} H]Z0|
odevixibat 40ug/kgT 43%, odevixibat 120ug/kge 21%, {2 0% =
MY EZOM Fest JHME EJAS(PFIC typeg EHSH adjusted
difference 30.7%; 95% Cl 8.6-49.6, p=0.003).

10) Thompson RJ, et al. Odevixibat treatment in progressive familial intrahepatic cholestasis: a randomised, placebo-controlled,
phase 3 trial. Lancet Gastroenterol Hepatol. 2022;7(9):830-842.

11) [AA71%] 0.54-184), PFIC12] 7$- ATPS8BI, PFIC29] - ABCB11 2212 biallelic S o]7} lar, I3 ©554te] 100umol/L
oA} 149 o)) TR % WA/} B 1%k observed scratching score’} 273 o]Akel kAt
[patient characteristics] median age: 3.241[0.5-15.9], baseline weight: placebow* 14.5kg, all odevixibatw* 16.4kg
12) ObsRO PRUCISION instrument2 Z4¢ 7] A57F 14 o]sh = 71AA div] 18 o3 24
Figure 52: Observer-reported response options for evaluating patient scratching using the PRUCISION

instrument
A LITTLE MEDIUM A LOT OF WORST
SCRATCHING SCRATCHING SCRATCHING SCRATCHING POSSIBLE
SCRATCHING
] I

13) mean difference?] - all odevixibatw3} ¢+ HlxL
14) 35 873 954 271 70umol/L ©]8} = 714 A tiv] 70% o) 7

_8_



A
Placebo ——
§q Odevixibat 40 pg/kg per day S
Z
2 Odevixibat 120 pg kg per day [ e i
All odevixibat —&
T T T T T T T T T T 1
o 10 0 30 40 Lo 60 70 80 G0 100
Mean proportion of positive proritus assessments (%)
Model-adjusted mean pvalue {odevixibat vs placebo)
(SE) proportion of positive
pruritus assessments (%)
Placebo  30% (SE Q)
Odevixibat 40 pg/kg perday  58% (SET) 0-0032
Odevixibat 120 pg/kg perday ~ 52% (SE Q) 0033
Allodevixibat  55% (SE B) 0-0038
B
Placehog— |
S Odevixibat 40 pg/kg per day - " o
&
=
T Odevixibat 120 pg/kg per day - =
wn
Al odevixibat L 8- -
T T T T T T T T 1
o 1 20 30 40 S0 60 70 8 0 100
Patients with serum bile acid response (%)
Patients with serum bile acid p value (odevixibat vs placebo)
response, n/N (%, 95% CI)
Placebo  0/20 (0%, 95% 1 0-17) -
Odevivibat 40 pg/kg perday 1023 (43%, 95% C1 23- 66) 00006
Odeviibat 120 pg/kg perday 419 (21%, 95% O 6-46) 0035
Allodevicibat 14442 {33%, 95% O 20-50) 0-0030

Figure 2: Primary PEDFIC 1 endpoints
—- [2X} HIIX|®E] 24FXt 7|XMX| CHH| sBA ®ish= all odevixibatw
—114.3umol/L(SD 173.9), 22k 13.1umol/L(SD 96.4)0|A 1 1 2o
serum ALT, growth score(height/weight Z score) 2 X|ZEo|M AAHEZE

o —

0| Vi E dets E¥2L, SAH2E FosiK|= BEUE.
- [+ gIixlx] =4 "EIMKlE & 24FXo| Z[XMx| CiH|] ObsRO

pruritus score2| 37} all odevixibat® —1.11(SD 1.20), {2k -0.25(SD
0.78)2 AMHEETONM FelstA ZaT0| LIEt (model-adjusted mean
difference —0.68; 95% Cl -1.25~-0.11, p=0.02).



A

40— — Placebo — Odevixibat — Odevixibat — All odevixibat

4o0pafknperday 120 pafkn per day

30

—— S
T ——¢ 035
g 2.0 — g
g — ——4
B e
1.0
L T T T T T T 1
Basaline  Weeks ‘Weeks Weeks Wesks ‘Wesaks Weaks
1to4 Ciod Qtolr 13tol6 172D Iltol4
Tirne on treatment
Patients (n}

Placebo 20 i) M 20 17 15 14
Odavixibat 40 pajkg perday 73 73 72 13 19 20 19
Odevixibat 120 pafkgperday 19 19 19 18 16 16 16

All odevixibat 42 42 41 41 35 36 35
B
= 100
§-.
£=  8a
=
R
Zz=
_E E 20
= o
Placebo Odevixibat Odevixibat All pdevixibat
40 pgfleg per day 120 pg/kg per day
C
400
= 300+
2 L
s e % 13 1pmell
at \ Tl e d
= +
- 00 -*‘%\'.u____ o
S N G R
oty e e (R e
X 100 e’ \‘ ______-n
o T T T
Baseline Weak 4 ‘Weak & ‘Wesk 12 Wesk 1B ‘Weaks
12024
2 Time on treatmeant.
Patients (n)

Placebo 20 20 13 17 15 15
Odevixibat £0 pg'kgperday 13 21 1 20 15 12
Odevixibat 120 pg'kgperday 19 13 16 16 11 16

All pdeviibat =~ 42 40 37 EL 26 34

- [oHMAM] RE BAg 2HMES all odevixibat® 83%(35/42), #lekd

85%(17/20)0|enf x| =z 28 HME all  odevixibat=
33%(14/42), f12k 15%(3/20)0|f 2, MHEEFANAM 5% O|ah L4 5h
Sxtge ALT Z7H10%), AST B7H7%), & WalRgl S7H10%), MA}
(10%)2 LIE}L.
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O [PEDFIC2]15 PEDFIC1 studyES 2238t SHEXHPFIC 1&, 28, cohort
1A(n=35), cohort 1B(n=19))2t 24 &5 XK cohort 2(n=17), PFIC 3¥
5% ZehHE MR AMHEES F0{8t ongoing, open—label, BT, 72

Z1}16),

- [1X} HI7IX|3E] PEDFIC22| 22-243Xxt PEDFICT1 Z7|XX| CHe| && =S4t
3l mean (SE) change)= cohort 1A —201umol/L(38umol/L)(p<0.0001;
95% Cl: —281umol/L, —121umol/L), cohort 1B —144umol/L(49umol/L),
cohort 2 —=104umol/L(39umol/L)0|}S.

— CotoriiA  —— Cohost 1B —— Cohort 2
350 | "
H
300 i
f
-
.:j . - e E
i }'_‘ T P RN
5 i 1NN
8 200 & - Py
8 - s N
& = ! . = R
B - ; ot
o 100 i
W i
& i
a i
g 50 :
PEDFIC 1 i PEDFIC 2
Placebo or odevixibat : Cpen-label odevixibat
0 !
PEDFIC 1 PEDFIC 1 PEDFIC 1 PEDFIC 1 PEDFIC 1 PEDFIC 1 PEDFIC 2 PEDFIC 2 PEDFIC2 PEDFIC 2
Patient n Basz=iine Wesk 4 Wesk 8 Wesk 12 Wesk 18 Weeks 22.24 Basaline Week 4 Wesk 12 WWeeks 2224
Cohort 14 42 40 = 28 26 34 24 | 28 fra]
Cohort 18 20 20 18 (3 18 15 12 18 15 11
Cohort 2 - - - - - - 18 13 12 -5

Fig. 2. Change in serum bile acids during PEDFIC 1 and through PEDFIC 2 Week 24. PEDFIC | time points represent all PEDFIC 1 patients (odevixibat group,

— [1X} W7IX|E] PEDFIC2S| 24F %t A4S JHM17) &K} H|8(mean (SE)
proportion)= cohort 1A 33%(7%), cohort 1B 56%(11%), cohort 2
62%(20%)0|0d, PEDFIC22| 21-24FX} PEDFIC1 Z|XX| CHH| 25 A

15) Thompson RJ, et al. Interim results from an ongoing, open-label, single-arm trial of odevixibat in progressive familial
intrahepatic cholestasis. JHEP Rep. 2023;5(8):100782.

16) study design
Efficacy and Safety of Odevixibat in Patients with PFIC in the Ongoing PEDFIC 2 Study

Eligible pafieniz had elevated serum bile acids and significant pruritus at screening

= e BB

¥ n= 88 (15 July 2020)
In this prespecified interim analysis of
PEDFIC 1 PEDFIC 2 PEDFIC 2 data, odevixibat tre atment
Odeviibet 40 pg/kgday Gohort 14 Al patients received
Odeviibat 120 pp/kg/day [ Resulted in masn reductions in
Plambo Gdurt;! 9 semum bile acids and pruritus,

‘;Q.LJ> Mean improvements in

[ Naw pafonis; any age o PFIC ypa | growth, and

i Fatients in cohort 1A had up o 48 weeks of cumulative odevixibat exposura C

PEDFIC 1 Baseline e — PEDFIC 2 Week 24 é Was generaily well tolemted.

H Serum bile acids -2 pmollL, p=0OOOL | | __ e

llg_.l“ Pruritus score -1.6, p=0.0001 ‘Ddevixibat is 3 non-nvasive option

= . for treating the clinical signs and

Height 0.4, p=10.02

.. |i Growth Z scores Weight 0.4, p = 0.03 \\ symptoms of PAC J

17) PPA(positive pruritus assessment)d H|E: £7] A47} 14 o]3} = PEDFIC2 1A= thH] 14 o) A&
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==18) H{3l(mean (SE) change)= cohort 1A —1.6(0.2)(p<0.0001; 95%
Cl: =2.0, -1.1)2 & L|E},

— Cohont 14 —— Conoet 16 — Conort 2

Mean {SE) pruritus score
(o]
2
——
—
—

——
——
——H ——
i N

|
—
—

PEDFIC 1 PEDFIC 2
Placebo or odevixibat 1 Cpen-label odevixibat
f H

PEDFIC1 PEDFIC 1 PEDFIC 1 PEDFIC 1 PEDFIC 1 PEDFIC 1 PEDFIC t PEDFIG 2 PEDFIC 2 PEDFIC 2 PEDFIC 2 PEDFIC2  PEDFIC2 PEDRC 2
Fatientn Easeline Weeks 14 Weeks 55 Weeks5-12 Weeks 13-16 Weels 17-20 Wesks 21-24  Baselim Wieeks 14  Weeks S0 Wesks 12 Weeks 1316 Weeks 17-20 Weeks 21-24

Cohort 14 42 42 41 41 as 38 b <} 4 a3 33 23 28 26 25
Cohort 1B 20 20 20 20 17 15 14 19 18 17 16 il 13 1
Cohort 2 - - — - — - - 15 15 14 13 11 B 5

Fig. 3. Change in pruritus scores during PEDFIC 1 and through PEDFIC 2 Week 24. PEDFIC 1 time points represent all PEDFIC 1 patients {odevixibat group,

- [oHMAM] =E BEE2  dME(treatment-emergent AE, TEAEs)S
70%(50/69)01%i 00, X|BRE HxE WMES 29%(20/69)0/A S0,
MHEEZELOIM 5% oA & oA BEXe ALT &7 & 4z e
S7t2 LIEtE. AlZtet B2 UMY S(serious TEAEs)2 6%(4/69)0(A 10
DE MYHED HBHE HOZ HIIEUSH, AMUS SYFIX| %43,

0= T

18) monthly pruritus score (based on ObsRO assessments)
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19) djghaobaslr) g Fehs](2024-2, 2024.1.12.), (2024-70, 2024.10.8.)
20) oigkzkeks](d7bel 2024-008%, 2024.1.22.)
21) wigka-opashr] g oFete](2024-70, 2024.10.8.)
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2 MZ2 7|8 <M=z 34 dAAFoM
2 =HEM sTIF 9o UA A
A S F7= XBX o|o| EHstr, Cf
oFM| = 8l20{, PEBD(partial external billiary diversion) Al
= XL o MetM ez i offE meket = gicks

b, PEDFIC 7= FDAZ2} EMAL| Aol 2} dual primary endpoint
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MEES "MT 3714 o|atel XM JIEM 7l ©E A (Progressive
Familial Intrahepatic Cholestasis, PFIC) &X}o| 42kE X|ZE'"o| &7tgt2
OFM| 2, METV|ZEe| METV|ZE AFO| LBEHX 22 M S 1 Al <
Mol eetgoftiaodF e Wr7|E 2 it o st 48 Mex=(xl=

o BIEA] HRsictn Eete|= oFA|)ol|l s E5HA &S

% HHZA
otdl ol LUZoitiAE S "Hi|E ¢ HXt 5o st A8 HMe=x
<ZTIRA HIEA| ZQ35ictn Helx = 2k >
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O MdE8EF2 A8 =7t & 57/i= 27K (al=, &=, 52, =2, o/EZ|oho
T =0 US.

O Mel= 972zt

O NICE (2022.2.): HI(commercial arrangement)

- 670 o|& JIEM Zhy

Cholestasis, PFIC) &K} x| Zof
e M85 2 X
PFIC 250
cholestyramine
IE= Zi0[Alg A
Moz AM2E 1,

S o2 ?I5Ho

s34

A
=5

Lt =

=2
S

V|

AH =
So'c T

Y come

off-labelZ UDCA,

P

Intrahepatic

x| 20|of, 34y
rifampicin,
3| =(SBD)

o1 o

Clc 2
HA =

[ Iy

il

ANEs 54 Aol At
Jrsdol leni, Zio|Ae| dF HEE
ol OF 5= 021 =0l

off-label medicines, SBD(PEBD)E H|uwCjcte =z s+ AMAMIII A1l

ol
AA DO .

HE&3M80| HSTel +=&7ts%t ICER2RELCE oLt AMMEItel
2stalM ) figREer 58 125t Z0f HDE.

O SMC (2022.3.):

A 1 (patient access scheme)

- 670 ol JIEM Zhi =& A (Progressive Familial Intrahepatic
Cholestasis, PFIC) 2tAl x| zof HIogh
= MEHEE2 FEu™, o|ZWH, 34 AMAIECl PEDFICT HFoM 2
oF CHH| AMoZ Folo|stA Ed HENM s ¥ &YE 4 2ot
£ E¥en, ditdez 4o & siEZ Hel.
v Chah MEEO| HERS|E s H0[AS ZHAA[F|HLE X[AA|ZIcHS
2HZF el V] 23f 2 ol nbed Zapop 2Xfgt
» BE Hk 23=(PEBD)E dHlutfete= st AMAHHEIL 21, AMEE
2 ultra—orphan framework®2 H7t=[}A2, PASH| S discountE 1L
2! Al ICER7I =& 7lsset 422 HItE.

22) 2%, 89 Aol AHgshH= HSTE 45 ICER £10~30%H/QALY(1.8%~) 7H4] <&
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O CADTH(2024.3.): =8 A (k71015 Z Q)

- 670 o|lA JIFEM 7l =& HA (Progressive Familial Intrahepatic
Cholestasis, PFIC) 18 E= 28 &

= PFICZ A4gt &S 7Esto] 42 Zol FEHe dgS o[x|od,

[s)
= .

. AHES YMAHOIM PFICT, PFIC2 EAfolM 2i2ftiE| 225 744
a3t BT, 277t SMsIL cUTe esisiol 4o He s
Al

= gstandard of care(SOC, UDCA, rifampicin, antihistamines, naltrexone)=
Hlwojote 2 oF AxMAM™EI 21 7|224 ICERVI $3,462,139/QALYZ
97.9%2| 714 Qlst7t A1=l23),

O PBAC(2024.7.): ”H|®H D
- 6701 o|A JIEM ZIY =5 MA
Cholestasis, PFIC) 2tAte| X|=zol =0
« EZFXZ(PEBD, <Ztol4] =ZBHE H|WCOHete = S AXMAHHIIo|AM
PEDFIC d7tet 25 Xtz@e| ZHY dH|uW Xtz Af
2FI|-—,—9} 27| g3 X2 BA £o=2 Qlst =2 Al o)
1, 7224 ICERZI $1,055,000/QALYL 2 AMESH 71A ¢lst 2! ¢
—E'F:.*OJ MAIZF 2235t A=z HIHE.

Progressive Familial Intrahepatic
:’EI_’OPXI E’%%.

_I.I_/\

23) 7Nyt A47E $175.92/200meg/cap, $351.85/400meg/cap, $527.77/600mcg/cap, $1,055,55/1,200mcg/cap
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