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« Regulatory Considerations for Gene Therapy in Paediatric Patients by

Johnathan Akers and Giovanni Lesa @ 2025 RAPS Euro Convergence

« FDA Programs to Accelerate Innovation in Treating Unmet Medical
Needs by Hagit Marchaim @ 2025 RAPS Euro Convergence

« The Regulatory Landscape of FDA-Approved Medicinal Products for
Rare Pediatric Diseases by Emma Yang @ 2024 RAPS Convergence

e FDA official website
« EMA official website




TsRAP
ﬁﬁ%ﬁﬁ' BRRE

...........................................

K

» REERFADIE

» EEIREREMFEETIRR
» FEEFHR ZIRF R




ERRETES=

E[E(US FDA)

e 3%iR:21 CFR312.3 & FDA
Guidance 2020
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BY,1%5 18 5 BE :é@%ﬁ?l]\ﬁ—ﬁq
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#=E 2025 F£5A8
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i BB (EMA)

e EiR:Directive 2001/83/EC,

Annex |, Part IV
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XEMNEETFH VS REMNEBESEE

== FDA EXEE EMA
&5, A1, INE farmit. BEE. EamBEAE
RIS HE . SR HE .
LI REHE 28 R R E EE - REBFZEETE (Paediatric Investigation
R R A ER TE (Breakthrough Plan, PIP)
Therapy Designation-BTD) o EBREMETE (PRlority Medicines-
BHEBFERE (Regenerative PRIME)
Medicine Advanced Therapy-RMAT) o LUEEAGILHES
2l FrYER #ET E(Pilot Programs)
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US FDA RDEA it (23) s R

RARE DISEASE ENDPOINT ADVANCEMENT
fRRE R MBS ET L 2R

iR 2R T2 BH RS PERR - FEAR Pre-IND B IND [ FHERELER
HEEFMIELTIET B (REAETRARSR b RIS B B e e 58 T
EEMRE, EHIEET THEta) BHRERE  FESUEE,

Al1T, RIFEERIE S, FEIE TR EL | B

o

L N
RESTE HHEERE LM
RIOABRSUBOR  —_EBIpI-EeER FREONLER A
S®E (BS4K) ., B —ER2=E. BEEBARE.
S AR (o
WIREE) .

https://www.fda.gov/drugs/development-resources/rare-disease-end point-advancement-pilot-
program#: ~:text=As%20announced%20in%2 0the %2 0Federal,Pilot%2 OProgram%20fulfills%20a%2 0commitment



Us FDA START Eﬁmﬁ.l.% (g%) 2023 F10ARE  aBEEmEsSE
(SUPPORT FOR CLINICAL TRIALS ADVANCING RARE DISEASE THERAPEUTICS)
MEEFERM S (POC) WERKERELEZEA LHRBEMRE

BIB58E - INDPF& EX o B R Bz -

TR FDA B OB, CBER (& &eily) : REAFREE R KR5S

IRMEER, FIEXMR  SHEERAEMMEARE, (Pivotal Trial) 825t R

ﬁﬁaﬁo HERANRERKRERM [Ele8 o
EREREEIT ,

fR RV TEBHSRMERE : S MEET :

PR S BR ER T, iTHE"f‘HJc CDER (ZE&ZHID) BAMEMMBEEES

2. MStomitESEE SHRIFZFRMNEERIT  BLA/NDA B,
Eﬁ EE ]:ZE 1#& 'H&E}i EHo ll‘iﬁrﬁ o

https://www.fda.gov/science-research/clinical-trials-and-human-subject-protection/support-clinical-trials-advancing-rare-disease-
therapeutics-start-pilot-program
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US FDA RDEP é—:&%ﬁ.l.% (g%) 2025 F9ARNE  aBEEEASE
RARE DISEASE EVIDENCE PRINCIPLES ZR&miEERA

fEEPivotal Trial BXEhAT - BAM Pre-IND ZX IND BE  agaid-se 4y -
M FDARRHIEREESEE B0 AEZ —Ex2HER
Rk EBE/)NAEHEBE - IR EIER /M REZ b4z B St ER
HMBEEER (aEAE FRERKRE RRE (potentially &) |
[HEEE el BEXaTA) - ERWEAB IR T3 0_E 2875 1 By By i
] KEEFERIE] AFERE (DA% SR S

#EE (Genetic defect) . HREEH. EE
RESYE . EFDAG A - RIRERATRRIRES ERENMNE) 5 T8
[RBEGFIEZE ) PIE b, EBREXRKEEIIFET BiEE (substantial
12 ;L EP evidence) | ZEf

- REBRWERFEABEN

SRR ETE L

https://www.fda.gov/industry/fda-rare-disease-innovation-hub/cdercber-rare-disease-evidence-principles-rdep



TSRAP
AR E

Bx 32 BE A : REBRATE(PIP)R AR AHIE

o KIRIKIE: Regulation (EC) No 1901/2006

* PIP B8 : —HEEMOIEEE, =z L%fF%TFﬁ’ﬁ*EF%EIFﬂﬂ&Eiﬁ—
PR AN, EABEFHBEARES AR,

- IRACHFIE . Erﬁuu%ﬁﬁé‘ﬁ’ﬂiﬁﬁﬁﬁﬂmxﬁ?ﬁ%ﬂéﬁég (PDCO)
BEEEMAE AR (Phase |) fa5Ra1, LIMEREE IR
AN E D ELT,

 REMERAD - BREM PIP EAXEMNERNERN, THZKER
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Regulatory route to the EU market for GTMPs
BR 83 GTMP L i 4 BE B B £

GTMP DEVELOPMENT SCIENTIFIC EVALUATION BY EMA _ PATIENT ACCESS
5 |3
= a
a a
o <
L =
233 872 M
F¥X e c
211 = S
T W= 5
PIP 2 |5
z 122 222 m O
(PDCO) - o CAT CHMP =~ HTA/payers
Clinical trials > S | ¥ >
-
Hospital 4
exemption |

Post approval data
PRAC

GTMP: gene therapy medicinal product
PDCO: Paediatric Committee

CAT: Committee for Advanced Therapies ’f_ﬁ“‘-.
CHMP: Committee for Medicinal Products for Human Use { @ ) E MA
Ly

PEALC: Pharmacovigilance Risk Assessment Committee -
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B AR KR AEART T, FHEENEIERE,
fE 1% (adaptive). B EK(Bayesian)ak 2

Lith BRI ET 7%

RERT, EREREESR, IIKE
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BERBRIBERRE (Targeting | BN FH R 258 @S e

Premium Designations)
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GTMPs M EAEREREREHGHNERENE N, KESK FDA BMINZERBHIEE -

1. HEBEEE (Fast Track Designation)

« B ERSTaEERERR, HIFRIRSERIRBURERS E B IRAKMER
BERFK

o B NEFAE EERE) NFDS - WokEGELEENREENES
2. TEHMEEIETE (Breakthrough Therapy Designation, BTD)

* B Eon = i/mgf_;if?éf— B2 GRS 1B RN s B2 ) 1E PR PR BEE 2 Bh
AlRE LR EEZE A EE IS

. . HEWEYRZRUEFREEE, HERENTYPES
«  EH: BEESDSKOSELUGO® 1 VOXZOGO®
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GTMPs N EAEREHBREHGHERIE H, KESZK FDA MNESFHERE

3. NMERHLAERE (Accelerated Approval Pathway)

« B ERANEERERFRAENREAEZEZ TRTIHHBARE
S HARS IR R BE A L E B YY), &L R B S TR #th o] 8E TRIBIER PR 3L 2E,
AL AR HERERIFETE (IMM) ERERBAIE

e ER: ATEMHARSER ET®REEERE (Post approval
confirmatory trials) , LIEZERE ¥ IMM S EMERU BN REHEZE

4. BEHBIFHEERFTEEHEESTE (CID Paired Meeting Program)

BiF . B HE FDA SRR #ralBa sk st hﬁtﬁﬁ«kéﬁ%*ﬁé%

BEAEE : ZFIEREZTEEERRERRIEEMEE, UEBLF
BB EE A H B B RIEIETERET LiTZ\*EEH%E . S EREEESESE
—%an-rE/JE'E*—I' GTMPs EE“%EE
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FDA %58 PRV 512 R HEZE R REE RV EEYEIEE
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