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orphan medicinal product designations
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Overview orphan medicinal product designations
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Orphan designation submissions from SME sponsors
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Orphan designation new designated conditions
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2024 78% 22%

2023 90% 10%

2022 84% 16%

2021 80% 20%

2020 84% 16%

New Conditions
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Orphan designation submissions with and ATMP
like substance

88% 88%
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Orphan designations based on significant benefit

2024 63%

2023 68%

2022 66%

2021 67%

2020

m Based on SB Non-SB
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COMP opinions on orphan designation 2024 by

MedDRA classification

Blood and lymphatic system disorders

Cardiac diseases

Congenital, familial and genetic disorders

Endocrine disorders

Eye disorders

Gastrointestinal disorders

General disorders and administration side conditions
Hepatobiliary disorders

Immune systems disorders

Infections and infestations

Injury, poisoning and procedural complications
Metabolism and nutrition disorders

Muskuloskeletal and Connective tissue disorders
Neoplasms benign, malignant and unspecified (incl cysts and polyps)
Nervous system disorders

Renal and urinary disorders

Respiratory, thoracic and mediastinal disorders

Skin and subcutaneous tissue disorders

Vascular disorders
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Orphan designations by age range

4%
2020 2021 2022 2023 2024

B Medical conditions affecting children only
m Medical conditions affecting both children and adults

" Medical conditions affecting adults only
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Prevalence for designated orphan conditions

13% 16% T 17% 16%

0
e 42% 38% e 45%
()

2020 2021 2022 2023 2024

Emless than 1 in 10,000 between 1 and 3 in 10,000 more than 3 in 10,000
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Authorised orphan medicinal products
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21
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2020 2021 2022 2023 2024

B Orphan marketing authorisations Orphan designations covered by marketing authorisations
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Active authorised orphan MAA by MedDRA classification

Blood and lymphatic systems disorders
Congenital, familial and genetic disorders
Endocrine disorders

Eye disorders

Gastrointestinal disorders

Hepatobiliary disorders

Immune systems disorders”

Infections and infestations

Injury, poisoning and procedural complications
Metabolism and nutrition disorders

Neoplasms benign, malignant and unspecified (incl cysts and polyps)
Nervous system disorders

Renal and urinary disorders

Respiratory, thoracic and mediastinal disorders
Skin and subcutaneous tissue disorders
Surgical and medical procedures

Vascular disorders
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Active authorised orphan MAA by type of product

0 10 20 30 40 50 60
Blood and lymphatic systems disorders | IIENEIE 1 11
Congenital, familial and genetic disorders
Endocrine disorders
Eye disorders
Gastrointestinal disorders
Hepatobiliary disorders
Immune systems disorders’
Infections and infestations
Injury, poisoning and procedural complications
Metabolism and nutrition disorders
Neoplasms benign, malignant and unspecified (incl cysts and polyps) 2 10
Nervous system disorders
Renal and urinary disorders
Respiratory, thoracic and mediastinal disorders m Chemicals
Skin and subcutaneous tissue disorders éeelglé?;gf:gy
Surgical and medical procedures m Biological, Proteins
Vascular disorders m Biological, coagulation factors

m Biological, monoclonal antibodies
m Biological, oligonucleotides
B Other
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Initial authorised orphan MAA and extensions of indication

granted to date by MedDRA classification

Blood and lymphatic systems disorders
Congenital, familial and genetic disorders
Endocrine disorders

Eye disorders

Gastrointestinal disorders

General disorders and administation site conditions
Hepatobiliary disorders

Immune systems disorders

Infections and infestations

Injury, poisoning and procedural complications
Metabolism and nutrition disorders
Musculoskeletal and connective tissue disorders

Neoplasms benign, malignant and unspecified...

Nervous system disorders

Renal and urinary disorders

Reproductive system and breast disorders
Respiratory, thoracic and mediastinal disorders
Skin and subcutaneous tissue disorders
Surgical and medical procedures

Vascular disorders
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Initial authorised orphan MAA and extensions of
indication granted to date by type of product

Blood and lymphatic systems disorders

Congenital, familial and genetic disorders
Endocrine disorders

Eye disorders

Gastrointestinal disorders

General disorders and administation site conditions
Hepatobiliary disorders

Immune systems disorders

Infections and infestations

Injury, poisoning and procedural complications
Metabolism and nutrition disorders

Musculoskeletal and connective tissue disorders
Neoplasms benign, malignant and unspecified (incl cysts and polyps)
Nervous system disorders

Renal and urinary disorders

Respiratory, thoracic and mediastinal disorders
Skin and subcutaneous tissue disorders

Surgical and medical procedures

Vascular disorders
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Orphan marketing authorisations granted

« 163 active initial authorisations

2 6 1 « 31 active extensions of indication

- 35 withdrawals from the register of orphan medicinal products
initial marketing (including 15 extensions of indication)

authorisations granted
g + 13 withdrawals from register medicinal products human use/

orphan status expired plus

5 8 « 3 revoked from register medicinal products human use/ orphan
status expired

extensions of - 1 suspended

indication granted
« 78 removals of orphan status for initial MAA from register

after expire of the market exclusivity period plus for 12
extensions of indication
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Prevalence for marketing authorisations
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Thank you

Follow us


https://www.linkedin.com/company/european-medicines-agency/
https://www.youtube.com/user/emainfo
https://www.instagram.com/onehealth_eu/
https://bsky.app/profile/ema.europa.eu
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