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SCIENCE MEDICINES HEALTH

16 October 2023
EMA/S21657/2016
Human Medicines Evaluation

List of medicines currently in PRIME scheme

PRIME is a development support scheme for medidnes addressing an unmet medical need. Further information on the oriteria for eligibilty and
features of the scheme are available on the EMA website.

This ligt includes medicines that hawve been granted eligibility to PRIME and which are still in the scheme as their development is ongoing.

For medianes which were granted PRIME eligibility but for which a marketing authonsation application has been submitted or which were
withdrawn from the scheme, please refer to the tab "PRIME produds (previous)’.

_ Therapeutic
Substance type Therapeutic area indication
ABSKNZ1 Chemical Medicinal | Oncology Treatment of Mondinical + Clinical Other 2023-05-25
Product tenosynovial giant cell | exploratory
tumor (TGCT)
Adenc-associated viral | Advanoed Therapy |Other Treatmert of X-linked |Nondinical + Clinical | SME 2018-05-31
wvedtor serotype 8 Medianal Product Myotubular Myopathy | exploratony

containing the human
MTM1 gene (AT132)
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Neurology

Infectious diseases

Endocrinology-Gynaecology-
Fertility-Metabolism

Haematology-haemostaseology

Cardiovascular diseases

Immunology-rheumatology-
transplantation

Pneumology-allergology
Gastroenterology-Hepatology
Dermatology

Ophthalmology

Vaccines

Uro-nephrology
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(normal process
review)2 2 Tl
57t 4H Ldtr AL 7| 2H QUERMAL 712 210 Y | LEEAAL 7|7H -
Ol 150 €2 CHH
oAHHE Regulation(EC) No | Regulation (EC) No. | Rgulation (EC) No.
726/2004 2| 14 Z=(18) | 726/2004 2| 14 Z=(9) | 726/2004
ZtolE2tely | oeA {7t EXto | MSMAE et A AME QYEol | Z2tY Mk HES <
7tolEHA otk 7to|E2tel Ao 2ot ufskE | AR {70 2hoh | oF APEX} 710|EHA30)
29 gl AgX "R | FU RS89 Y| A | . .
EMEA/357981/2005) | ©< = =o1 o™ =eT S | o2 B s
( | @et Jtoisatel | €0 No 50720062 | EVA KIB)
Aldsten Zast| ~ -
/e0Ta-Rev T draf) | wpof mt sfolatel | 271 et 2eba)
(EMA/CHMP/509951 | Izl 3P| ZHE 9Bt
/2006. Rev.1) 70[E83)
(EN: e Fa= AMEAAL AFE, AKX, 2021.10. X L2 LHE YOHO|E)
28) IRIS E3ES 0|83 MH>(http://iris.ema.europe.eu/)

29)
30)
31)
32)
33)

PRIME eligibility request: applicant’s justification template
European Medicines Agency Guidance for applicants seeking access to PRIME scheme
European Medicines Agency Guidance on interactions in the context of PRIME

Enhanced early dialogue to facilitate accelerated assessment of PRIlority Medicines (PRIME)
European Medicines Agency guidance to support the preparation of PRIME meetings
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. AA: Accelerated Assessment

ATMP: Advanced Therapy Medicinal Product

BT: Breakthrough Therapy designation

CAT: Committee for Advanced Therapies

CHMP: Committee for Medicinal Products for Human Use
CMA: Conditional Marketing Authorisation

CMS: Concerned Member State

COMP: Committee for Orphan Medicinal Products

CP: Centralized Procedure

DCP: Decentralized Procedure

. EC: European Commission
12.
13.
14.
15.
16.
17.
18.
19.
20.
21,
22.
23.
24.
25.
26.

EEA: European Economic Area

EMA: European Medicines Agency

EPAR: European Public assessment report
EU: European Union

EUnetHTA: European Network for Health
FDA: Food and Drug Administration
GCP: Good Manufacturing practies

GMP: Good Clinical Practies

HTA: Health Technology Assessment
HTABs: Health Technology Assessment Bodies
ITF: Innovation Task Force

MA: Marketing authorisation

MAA: Marketing authorisation application
MO: Major objection

MRP: Mutual Recognition procudure
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27.
28.
29.
30.
31.
32.
33.
34.
35.
36.
37.
38.
39.
40.
41.
42.
43.
44.
45.
46.
47.

MS: Member State

NCA: National Competent Authority
ODD: Orphan drug designation

PA: Protocol Assistance

PAES: Post-authorisation efficacy study
PASS: Post-authorisation safety study
PDCO: Paediatric Committee

PIP: Paediatric investigation plan

PRAC: Pharmacovigilance Risk Assessment
PRIME: Priority Medicines

PSA: Parallel Scientific Advice

RMAT: Regenerative Medicine Advanced Therapy
RMS: Reference Member State

RPI: Research Product Identifiers

RSS: Regulatory Science Strategy to 2025
SA: Scientific Advice

SAG: Scientific Advisory Group

SAWP: Scientific Advice Working Party
SME: Small and Medium Enterprise

SoC: Standard of care

UMN: Unmet medical Need
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5. EMA. Guideline on procedures for the granting of a marketing
authorisation under exceptional circumstances, pursuant to article 14 (8) of
Regulation (EC) No 726/2004. (2005)

6. EMA. Procedural advice on the accelerated assessment of marketing
authorisation applications pursuant to Article 44 (3) of Regulation (EU) No
2019/6. (2022)

7. EMA. Guideline on the scientific application and the practical arrangements
necessary to implement the procedure for accelerated assessment pursuant
to Article 14(9) of Regulation (EC) No 726/2004. (2016)

8. EMA. Guideline on the scientific application and the practical arrangements
necessary to implement Commission Regulation (EC) No 507/2006 on the
conditional marketing authorisation for medicinal products for human use
falling within the scope of Regulation (EC) No 726/2004. (2016).

[ EMA =2t H K]

9. EMA. Enhanced early dialogue to facilitate accelerated assessment of
PRlority Medicines (PRIME) (2018)

10. EMA. European Medicines Agency Guidance on interactions in the context
of PRIME (2018)

11. EMA. European Medicines Agency Guidance for applicants seeking access
to PRIME scheme (2018)

12. EMA. European Medicines Agency guidance to support the preparation of
the PRIME Kick-off meeting and submission readiness meeting (2023)
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13. EMA. PRIME: Analysis of the first 5 years’ experience findings, learnings
and recommendations, EMA (2022)

14. Z2t A7l https:;//www.ema.europa.eu/en/human-regulatory-overview/research
—and-development/prime-priority-medicines

15. Z21 X[E S5 https.//www.ema.europa.eu/en/human-regulatory-overview/
research-and-development/prime-priority-medicines

16. 2t AEESME(IRIS) https://iris.ema.europa.eu/

[ MHRA 5|7} M K]

17. 7M1 270 https://www.gov.uk/guidance/apply-for-a-licence-to-market-a-medicine
-in-the-uk

18. REY TAHAR|EQ ZH Ll=| ”XKECDRP) 271 https://www.gov.uk/guidance/
european-commission-ec-decision-reliance-procedure

19. 42217 9 At HXHMRDCRP) 7Y https://www.gov.uk/guidance/decentralised
-and-mutual-recognition-reliance-procedure-for-marketing-authorisations

20. T QIEEXFIRP) &70 https://www.gov.uk/government/publications/
international-recognition-procedure/international-recognition-procedure

21. 1508 B7t 270 https.//mww.gov.uk/guidance/guidance-on-150-day-assessment-for
-national-applications-for-medicines

22. UMIA HAAY AT https://www.gov.uk/guidance/access-consortium

23. LEH|A Z2HME AT https.//www.gov.uk/guidance/guidance-on-project-orbis

K

[E= MHRA & Z237)

24, AXE SEEXHILAP) 270 https://www.gov.uk/guidance/innovative-licensing
-and-access-pathway

25. =8 /Y Z=I(TDP) &7Y https://www.gov.uk/guidance/the-target
-development-profile-toolkit

26. 2|U4E Z7|H M E=(EAMS) 271 https://www.gov.uk/guidance/apply-for-the
-early-access-to-medicines-scheme-eams

27. T=AIMANIE 27 https://www.gov.uk/guidance/rolling-review-for-marketing

-authorisation-applications
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