KPBMA FOCUS o1 o

ISSUE REPOR

=1 =
SETEERE

& 78 A 317f*._|’§ ’SE NS ES
PN
=

¢ &=, 3l

o
X KPBMA FOCUS & X 2fHIO| 2 o= x
MddAO AT O|#E WRsa, ‘FDA'ZOZ“LJZ’Q&E%“%”
HEJo| A|MeR Fo 582 20| & SZ o|erE l o|77|7| 2|2 A BEXt EQ
AA EMSIASLICE
¢ 2025, 22 7| 23T HN gAY

& 2=, A7PHE A=of e YA 22
& DA, 1| 2IAHEEE Rl AL ARE X[E SN
& 2=, 29FE | 7S 7153t

KPBMA

Korea Pharmaceutical and Bio-Pharma
iation

Manufacturers Ass:



RWO/RWE QIS HER &8

ol
(2
%a
=
=
14l
—

m S0

» RWD/RWE &8

o

2 o%E MF7| 8 xaret 20toA AAEGH|O|E{(Real-World Data, RWD)/ &AL
Z7{(Real-World Evidence, RWE)2]

280| 2%t 0|2 H21 UFN

RWDE AN 9|2 S0 2list= sixfo| ZlE ™ME, X 7|12, MXIQ|R7|E (Electronic

Medical Records, EMR), 23 M+ HO|H & CHYo =X0AM =&E HO|HZE, YAARC]

MSHEl SHATH= Cha| AlR| SIXIO| EBIMO| 747 AENE HIGIS}

X RIS CIIEH RADE 713 2405/0] £8 SlofBlz7P[o] A8 U RTP ofel i Sfio] 23t Qarsol
5718 2

RWD/RWE Z8 ZX0fs UMAIEDE 2E K22 20l QEHE Gl WHE So| ZIHXIAAL
C

201, H8X ALAI(Pragmatic trial), 2FLHET, 2A4F MSS 2|, MZ2l 2t (label) i,
AlZh 2 oPHd = mad 2ol A7, fAd-?lhd B2t S0 /US
5o, 71E2

XY AAA|”(Randomized Clinical Trials, RCH2Z 7| 02iR HEE
571t MES =l AlE = MY EIt & A QAREEOIA TRt

o QIfLHZEmExternal Control)2 LMA[RON LENOZ =8E|= EFNZF0F Be| Y 0=

2lF oM RE =S KO 7

ot o

A FR EME LS 25

i

QUFET RS YAl 2APECE O APHO| X|=ZE2 KA CHZE(historical control)tt
RIAH it st 7[7F BHE 2HEoM Xzd2 SAl

il CHZ T (contemporaneous  control)

— —

H=
oz g54

A7 oFef: olsoltratiL ofsttisl ofshx}, AjgThatiL ojucial outolst A-ubx}, A A

o (o)
= jal
FAE A3, Harvard Medical School £® w4, H 0194‘01*}3}10*7 Addeddisr sgRdsyt 9

ofstrjstel Ajoratelstut w4
1) Jonker, C. ], et al., “Contribution of patient registries to regulatory decision making on rare diseases
medicinal products in Europe”, Frontiers in Pharmacology, 2022.

-1 -



EM= O™ RCT, 28X L= Moz 4T &l RWD, o=l 23XtE,
X|Z O™ MENO|A Iml=l X (baseline control) S0| E £ U23)

- O™ RCT, 22 = e RWD, baseline controlo 4@l =& Cl|O|&{0f CHet ™Z0| 7ksst
L} 2T 2012 28ok= 42 712l +=F CIo|H0f| Ciet ©20| Ao

- QRMET s MEE I, HOlH =Xo| Mahy E8 121 2ol E4s Zoft & 3
Sh=A| 25H0F ol Ol Soff Hluwuh Stat 1o Azfeh = QU= Hlwot O|R01H == U

o MAXSZ HiO|ROolorE, UM H olFoleFE0 Cigh Aof JHZO0| 7kt s H MA

=K

Bl HOIUE AR e HEHA 116%2 MEES HO|H 2023E 1,730 SH{0fA 2028H0f1=

°F 3,000

o

20| B2 A2 OSEH, Ol MUlE X HEodEEHedE ML)l

S 7|7t OBT HAE 61%2} TSI IR W2 ST

- 20234 O ALZO|F=(FDA)OIA S{7HEl 557 Mk & 30.9%7t HIO|R9|FE, 24%7t A,

52%7}F 3|7

o
O|tE0 ol A= sHZh H7kEl o[fFC| Br 50% Ol&0| S elefEo

oige S== oFeefEe Hra2 §d S/ /UBY)

307

oOTr=2C oo

<% 1> X|z20f S XX [ME FDA A2S|7} 24242023)

| 5-year average
2023

80+

B 5-year average

204

Proportion of approvals (%)

2023

o2}
o
L

Proportion of approvals (%)
P
o
I

)
o
1

I I Y. . N e e A o o© g &
@50 FO7 0 S W« & o <O O \)o O o) «° A 0 © ‘00 (¥
\6\0 Oa\(“ de,(‘ o 0\556 \,b(e,é dod $Q W [oN \ﬁ\ ) QW Q\O R [¢) '8“«\ oe\.a
o \GC’K\ \\05\ o™ 09 @ @
A € ©
© &
C\\ga\g VN’J@KJO Designation
N\B

Therapeutic area

ZX: Nature Reviews Drug Discovery(2024)

2) $3: oln] Yy

HolHE 24stel A2 aodste FE. AYA: M2 HolHE 24 A4S so¥sts JH

3) Appiah, K, et al., “Justifying the source of external comparators in single-arm oncology health
technology submissions: a review of NICE and PBAC assessments”, Journal of Comparative
Effectiveness Research, 13(2), e230140, 2024.

4) I7TASAIE ARG, “2028'E 5] 9]FE(Orphan Drugs) 223 &% ol%”, KoNECT w22H 695, 2023. 6.

5) Nature Review Drug Discovery, “2023 FDA drug approvals”, 2024.

—

-2 -



| H7HE A2
=2 G

- 2023 2L 57l S| e|UEL £ 37EEOZ 20154 0|F JREt B2 £20
oL SFHQIE Ao HE EESH ML B7K6I0] Chro| M7 |YE 3|2 ok

M7 0|2
M0 QAZ

- E5|, 0| SFCIGE NYRTE HSoH B NYSHH 7H Y, LR, M U
QN 24 B A7 WO S 0| MBEO U RHI0|27|HS0| FDA BIHIGE
RS eS| Qloh =2 S0Iof 20241 i ©F 107) HIfEIARR] Alof mo|matoIo0| |

o BlFCletEO| A A 2-3MOJN B mESRL} HE AH0| 0f2ig) R 27Hst
AT} Do} 5|71 @] Y8, HET 0| UL EHAE Hs THUZ YA (Single-arm
studies)2 HISSH 297t WIS O|if RWD7H QRIIEZOR HRE + S

o= of7t PSOHH RWDE 2ot o EHEE-E gt

B RWD AR UX2 &8 WE

o RWD 7[8F QRLiza2 Qo] H|FAR| CO|EH|O|A0N Iz 2HALS Q|0[SiH, 2 419
o7t E= HS TreT YAl 2Atet HIWE[O RCT7L &9l 7SO ALt

22X0[X| 2 20| HZAS NBsp| SI) B

M

0
0I>|

fot

=

T >

- H|Q|AEHH| TS| S| (International Council for Harmonisation, ICH)7t 20015 580]| 2sist
AA[Re| TR ME ZI0|=2telof MEH "QIPEIAF S H|WX|=0f 2EAH0] CH EHRY
o2 oA ne{x|0 of|2X0l MZhunusual circumstances)OflAZH AFRE 4= QU2"S BHA|7

- FDARI EMAE YEHHo= RCTOIA HHOLHE A=Al XK Z(designations)2t {78 E
(approval pathway% 7H

- FDAQ| AIE57H 5 67%7t THAT APA[RE 7|HeE 28

—

6) dlde]®, "K-vlo]Q, & FDA 3| x4 104.. 572 FA= 17, 2024.7.8.

7) ICH, “Guidance for industry E10 Choice of Control Group and Related Issues in Clinical Trials”, 2001.

8) Beaver, J. A, et al., “A 25-year experience of US Food and Drug Administration accelerated approval
of malignant hematology and oncology drugs and biologics: a review”, JAMA oncology, 2018.

-3 -



<E 1> FDAS} EMAS| XIEH|E 2 37142
7|1&E FDA EMA
- I|AE E 2 (Fast Track Designation)

. 4 Al Al Ok Breakthrough Therapy 2 M =2 2|2 E(PRIorityMedicines, PRIME)
AN K™ FHE Designation) - &M AH(Accelerated Assessment)
(Designations) | . @M Al A(Priority Review Designation) 3| He|fE K| (Orphan Drug Designation,
- 3| 2|2kZ X|™(Orphan Drug Designation, ODD)
ODD)

- O HE HEoMe] F=3{7HMarketing
" Authorisation under Exceptional Circumstances
HAE & N :
= ?A_I :1353"5 - A& THAccelerated Approval) MAEC)

PP - ZUE E53{7HConditional Marketing

Authorisation, CMA)

> QIofE AIT 010 Al

o QI%fE S7IE Qo FHLICE ZEA, F= FY =F Sh=2 EZEeh A7 R Q=TS Et
(Health Technology Assessment, HTA) 7|20l MEE QUROIET &E ARIE 2Qlal)
- IQVIAS| HTA Accelerator HIO|E{H[O|AS ARSI 2011HEE] 2019E7HK| & 7+
CHUT AYAIE 7|8 HTA MZE20| OfSt 2He dESIRS W, & 43379 ME=0| &
Z|on 0] & 28371(65%)0] BN oncology) =0k 4374(10%)0| EAHAS} 2O0F 3974(9%)0|
CHARZOF S2f &

- RWD 7|t QIECHAR AR HIE2 2011HEE 2014E77IK| 8%0iA 2015E5E 2019E77HK| 30%2
2% B7IUCH, dHARE ARUETCRE &8s HR= 3% 17%2 14% LLet

|X
E_

- QROET EXE A S2ES E/RIE W R WD 7|8 QIFLHZERO|
871 & 5171(59%)0| 38X E7HE 2L, O YLAH 2RLZETO|

i I
10471 B 5171(49%)0| S-HQI HIIE WS

IISHE|
|:||_
IISHE]
|:||_

ﬁ[r'u

> SN AT OF Al
o AN AL S{7HE LU EMACH HZE ZA0| 2lFz=

- European Public Assessment Reports(EPARS)S ZAHSH
7S 2016 FE 2021E7HX |9 SAH| %= 57t
AMEE|ALE AIFOIM HEl AFE2 HQle

9) Patel, D., et al., “Use of external comparators for health technology assessment submissions based on
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Pink Sheet, “Move Towards ‘Default Disclosure’ In Revamped EU Transparency Guidance Concerns Industry”, 2024.12.19.
EMA, “"HMA/EMA Guidance Document On The Identification Of Personal Data And Commercially Confidential
Information Within The Structure Of The Marketing Authorization Application (MAA) Dossier”, 2024.12.12.
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Pink Sheet, "UK's Rare Therapies Launch Pad To Be ‘Fully Operational’ By Year-End”, 2024.12.20.
https.//mwww.gov.uk/government/publications/england-rare-diseases-action-plan-2024/england-rare-diseases-action-p
lan-2024-main-report
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PinkSheet, “Podium Finish: US FDA's 61 Novel Approvals In 2024 Fall Short Of 2023 Peak But Exceed Average”, 2025.1.1.
FDA, “Novel Drug Approvals for 2024", 2025.1.7.
FDA, "2024 Biological License Application Approvals”, 2024.12.18.
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Pink Sheet, “Australia Unveils Final Product Recall Reforms Ahead Of March Implementation”, 2025.1.6.
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Pink Sheet, “Key India Regulatory Advances To Watch In 2025, 2025.1.10.
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3 | Letybo e horunumtoXnA | ugel 53 =4 Alo| 55 = 24229,
4 | Tevimbra tislelizumab-jsgr Beigene O AMEHEANZY CHEEESH '24.3.13,
5 | Rezdiffra resmetirom Madrigal HIYZ S Xt MEXletE '243.14,
6 | Tryvio aprocitentan dorsia ey ey MExelets '243.19.
7 | Duvyzat givinostat ltalfarmaco A 20|35 MEXletE '24321.
8 | Winrevair sotatercept-csrk Merck & Co. HSW oy Mgt SRCHEE | '243.26.
9 | Vafseo vadadustat Akebia oHg A v Meiteles '24327.
10 | Voydeya danicopan ﬁf;r(?gsneca/ AT Ot PMART IS =l 24329,
ceftobiprole Basilea ML SHAH T lS|ShD .
11 | Zevtera medocaril sodium | Pharmaceutica CRHILf Gt A NExtstet= 2443,
12 | Lumisight pegulicianine Lumicell 7 2w MExelets "244.17.
. nogapendekin alfa | Immunitybio/ T K5H SSICIHA] .
13 | Ankiiva inbakicept-pmin Altor Bioscience ceeH Mg SEHAR 244.22.
14 | Ojemda tovorafenib Ilgi?%k%rr]r?\aceuticals 20t Mg dEus MExfelets 24423,
15 | Xolremdi ixaf X4 Ph tical Sk wHEs MeEXtetets '24.4.26
olremdi mavorixafor armaceuticals WHIM 53 LNEelil 426,
16 | Imdelltra tarlatamab-dlle Amgen AN H Y 0|5S0ld g '24.5.16.
17 | Rytelo imetelstat Geron =F0[HEseT 221 72 RE[E | '2466.
18 | Igirvo elafibranor Ipsen ded BEY 23ad MEXeteE '24.6.10.
19 | Sofdra sofpironium Botanix e AEEO| CRkE MEXfeitE '24.6.18.
20 | Piasky crovalimab-akkz Genentech/Chugai LA Of7t YMA LS CHUSESH '24.6.20.
21 | Ohtuvayre | ensifentrine Verona obd A mEet MNeitetes '24.6.26.
22 | Kisunla donanemab-azbt Eli Lilly UX3I0|H CHASESH "24.7.2.
23 | Legselvi deuruxolitinib Sun Pharma HYERT MEXteE '24.7.25.
24 | Voranigo vorasidenib Servier 258 AgnE MEXfeletE '24.86.
25 | Yorvipath palopegteriparatide | Ascendis SUYMI|SHMEEE S22 FAH '24.89,
26 | Nemluvio nemolizumab-ilto | Galderma 23 Y7I(OtED) A2 '248.12.
27 | livdelzi seladelpar Gilead AeY BHEY Bad MEXfletE '24.8.14.
28 | Niktimvo axatilimab-csfr Incyte/Syndax oHy oA HCy=FEst CHASESH| '24.8.14.
29 | Lazcuze lazertinib Janssen/J8&J H| AN =5 MErsieta '24.8.19.
30 | Ebglyss lebrikizumab-lokz | Eli Lilly OfEm m=d CHASESH| '24.9.13.
31 | Miplyffa arimoclomol Zevra Denmark cHd Lg-o=y MEXfeletE '24.9.20.
32 | Agneursa levacetylleucine Intrabio cy Lg-o=3y MEXfletE '24.9.24.
xanomeline and Bristol Myers Squiblby/ T E LSS .
33 | Cobenfy trospium chloride | Karuna =Y NeExfeetE 24.9.26.
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43 | lomervu iomeprol Bracco Diagnostics AR ZR| MExelets '24.11.27.
44 | Bizengri égnocutuzumab—zb Merus HI M ZE QL HEet O|5E0|d &H '24.124.
45 | Unloxcyt cosibelimab-ipd| Checkpoint o2t CHASESH '24.12.13,
46 | Crenessity | crinecerfont Neurocrine MY RAUNHES MEXfletE '24.12.13.
47 | Ensacove ensartinib Xcovery H| A 2| 2 MExelets '24.12.18.
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and deutivacaftor
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