
Presented at: ISPOR Annual Congress; 
5-8 May 2024; Atlanta, GA, USA.

Conclusions
• EAPs play a crucial role in providing timely and potentially life-saving treatments to patients who have limited or no alternative options, bridging the gap between drug development and patient needs. Furthermore, EAPs contribute valuable data on the safety and efficacy of 
investigational drugs in a real-world setting, which may support the formal P&R submissions. 

• However, requirements and, therefore, drug availability were found to be differing between the EU4 countries and the UK, leading to unequal access to life-saving drugs across European patients. The importance of EAPs for equal patient access should be considered more 
widely by manufacturers, healthcare professionals, regulatory, and HTA authorities.

France – AAP19 Germany – CUP5 Italy – Law 64812 Italy – CUP8 UK – EAMS20

Share of
oncology drugs 57% 29% 36% 21% 100%

Total no. of drugs 
included in scheme 65 24 155b 29 1

a For Spain, drugs included in the CUP could not be identified. b These include early access and off-label drugs.
Abbreviations: AAP – early access authorization; CUP – compassionate use program; EAMS – early access to medicines scheme; EAP – Early Access Program; EU4 – 
France, Germany, Italy, Spain; UK – United Kingdom.
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Background
• Early Access Programs (EAPs) are an essential tool to provide patients with access to investigational drugs prior to their 
formal approval by the European Medicines Agency in the European Union or the Medicines and Healthcare products 
Regulatory Agency in the United Kingdom (UK), and until the national pricing and reimbursement (P&R) decision.1

• Access to investigational drugs is often the last hope for terminally ill patients, providing a potentially life-saving treatment 
option in many cases.2

• In the EU4 (France, Germany, Italy, Spain) and the UK, several national EAPs have been introduced over the last 30 years.1

• However, characteristics of such programs and extent of implementation vary widely across countries.

Objective
• To compare eligibility criteria and requirements of cohort-based and named patient EAP schemes as well as drug availability 
in cohort-based EAP schemes across the EU4 countries and the UK.

Methods
• Information on cohort-based and named patient EAPs and the availability of drugs in cohort-based EAP schemes was 
obtained from the websites of national regulatory and Health Technology Assessment (HTA) authorities in January 2024.

• Off-label use programs were outside the scope of this study.

Results
• Italy had the highest number of active EAP schemes (n=4), while France, Germany, Spain, and the UK each had 2 active 
schemes in place (Table 1).

• Each country offers at least one cohort-based or mixed (cohort-based and named patient) scheme and one named patient 
scheme (Table 1).

• Key eligibility criteria for most schemes include serious, rare, debilitating diseases and innovative/advanced therapies.3-11 

• In France, Germany, and the UK, cohort-based programs are initiated by the manufacturer. In Italy, patients’ associations, 
scientific societies, health authorities/hospitals, universities, or clinicians may request inclusion in cohort-based programs, while 
in Spain, this is done by the hospital pharmacy service (Table 1).

• Named patient programs are initiated by clinicians or pharmacists in all assessed countries (Table 1).
• A formal dossier submission is a key requirement for 3 cohort-based schemes in France, Italy, and the UK and 2 named patient 
schemes in France and Italy (Table 1). 

• Additionally, drugs included in 7 out of 12 EAPs across all countries are reimbursed. No reimbursement is offered for the 
cohort-based programs in Germany, one mixed and one named patient program in Italy, the mixed program in Spain, and the 
cohort-based program in the UK (Table 1).

• The number of available drugs significantly varies across countries. For instance, the cohort-based scheme in the UK currently 
includes only one drug, whereas France has a much broader coverage with 65 drugs included in their cohort-based scheme 
(Figure 1). 

• As of January 2024, the Italian cohort-based program included 155 drugs. However, the list provided by the Italian Medicines 
Agency does not distinguish between EAP and off-label drugs.12

• In all cohort-based or mixed EAPs, oncology was the most represented disease area, with the percentage of included oncology 
drugs per scheme ranging from 21% (6 out of 29 drugs in the Italian compassionate use program) to 100% (1 drug in the UK 
early access to medicines scheme) (Figure 1).

References
1. Tarantola A, et al. J Pharm Policy Pract. 2023;16:67. 2. Patil S. Perspect Clin Res. 2016;7(1):4-8. 3. ANSM, HAS. Accessed 15 January 2024. https://www.has-sante.fr/upload/docs/application/pdf/2021-06/acces_precoces_-_guide_accompagnement_des_laboratoires.pdf 4. ANSM. Accessed 15 January 2024. 
https://ansm.sante.fr/page/faire-une-demande-dacces-derogatoire 5. BfArM. Accessed 15 January 2024. https://www.bfarm.de/DE/Arzneimittel/Klinische-Pruefung/Compassionate-Use/_node.html 6. AIFA. Accessed 15 January 2024. https://www.aifa.gov.it/en/fondo-nazionale-aifa 7. AIFA. Accessed 15 January 
2024. https://www.aifa.gov.it/en/uso-non-ripetitivo-di-terapie-avanzate 8. AIFA. Accessed 15 January 2024. https://www.aifa.gov.it/en/farmaci-a-uso-compassionevole 9. AEMPS. Accessed 15 January 2024. https://www.aemps.gob.es/medicamentos-de-uso-humano/acceso-a-medicamentos-en-situaciones-
especiales 10. Boletín Oficial del Estado. Real Decreto 1015/2009. Published 20 July 2009. Accessed 15 January 2024. https://www.boe.es/eli/es/rd/2009/06/19/1015/dof/spa/pdf 11. GOV.UK. Accessed 15 January 2024. https://www.gov.uk/guidance/apply-for-the-early-access-to-medicines-scheme-eams 12. AIFA. 
Accessed 15 January 2024. https://www.aifa.gov.it/en/legge-648-96 13. HAS. Accessed 15 January 2024. https://www.has-sante.fr/jcms/c_412115/fr/comprendre-l-evaluation-des-medicaments. 14. ANSM. Accessed 15 January 2024. https://ansm.sante.fr/page/questions-reponses-reforme-acces-derogatoire-aux-
medicaments-non-autorises-en-france-pour-le-traitement-de-pathologies-graves#compassionnel 15. BMJ. Accessed 15 January 2024. https://www.gesetze-im-internet.de/amg_1976/__73.html 16. Addis. L'eccezione conferma la regola? Forward #24. April 2021. Accessed 15 January 2024.
https://forward.recentiprogressi.it/wp-content/uploads/2021/12/fwd24-addis-regolatorio-1.pdf 17. NHS England. Accessed 15 January 2024. https://www.england.nhs.uk/commissioning/spec-services/key-docs/#ifr 18. NHS England. Accessed 15 January 2024. https://www.england.nhs.uk/contact-us/privacy-
notice/how-we-use-your-information/our-services/individual-requests-for-funding/ 19. ANSM. Accessed 15 January 2024. https://ansm.sante.fr/documents/reference/referentiel-des-specialites-en-acces-derogatoire 20. GOV.UK. Accessed 15 January 2024. https://www.gov.uk/government/collections/early-access-to-
medicines-scheme-eams-scientific-opinions

HTA70

Country Scheme name Scheme 
type

Competent 
authority Requesting authority Max. duration Duration of approval 

process
Dossier 

submission
Program 

fees
Reimburse

ment

France

AAP3,13 Cohort-
based

Pre-MA: ANSM & 
HAS
Post-MA: HAS

Manufacturer 1 year 
(renewable)

3 months
(median: 80 days) Yes No Yes (claw 

back)

AAC4,14 Named 
patient ANSM Clinician 1 year 

(renewable)

Immediate if AAC 
already in place; 
dependent on urgency 
if AAC not in place

Yes No Yes (claw 
back)

Germany
CUP5 Cohort-

based BfArM & PEI Manufacturer 1 year 
(renewable) 14-60 days No No No

Single import15 Named 
patient Pharmacist Clinician Prescription basis NA No No Yes

Italy

Law 6481,12 Cohort-
based AIFA

Patients’ associations, 
scientific societies, health 
authorities/hospitals, 
universities, clinicians

No (drugs remain 
on list until further 
action by AIFA)

NA Yes No
Yes

(NHS and 
regions)

5% Fund1,6 Named 
patient AIFA Clinician No NA No No Yes

(AIFA)
Advanced 
therapiesa,7, 16

Named 
patient AIFA Clinician NA NA Yes NA No

CUP8 Mixed AIFA Clinician NA NA No NA No

Spain
Foreign 
medicines9,10

Named 
patient AEMPS

Hospital pharmacy service 
(inpatient), autonomous 
community (outpatient)

NA NA No NA Yes
(lowest IRP)

CUP9,10 Mixedb AEMPS Hospital pharmacy service NA NA No NA No

UK
EAMS11 Cohort-

based MHRA Manufacturer 1 year 
(renewable)

75-90 days,
excl. clock-stopsc Yes Yes No

Individual 
requests17,18

Named 
patient NHS England Clinician NA Max. 30 days, 

dependent on urgency No NA Yes

a Non-repetitive use. b According to the legislation, CUPs in Spain may be either cohort-based or named patient; however, in practice, cohort-based CUPs are not very common 
in Spain. c For promising innovative medicines. Abbreviations: AAC – compassionate access authorization; AAP – early access authorization; AEMPS – Spanish Agency of 
Medicines and Medical Products; AIFA – Italian Medicines Agency; ANSM – National Agency for the Safety of Medicines and Health Products; BfArM – Federal Institute for 
Drugs and Medical Devices; CUP – compassionate use program; EAMS – early access to medicines scheme; EAP – Early Access Program; HAS – French National Authority 
for Health; IRP – international reference price; MA – marketing authorization; MHRA – Medicines and Healthcare products Regulatory Agency; NA – not available; NHS – 
National Health Service; PEI – Paul Ehrlich-Institute; UK – United Kingdom.

Table 1. Characteristics of EAP schemes in EU4 and the UK 

Figure 1. Share of oncology drugs in active cohort-based EAPs in EU4 and UK (as of January 2024)a
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