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UMN: what is it?



UMN is intended as a prioritization mechanism

Article 83 (Directive)

In EC proposal: YES or NO

Medicinal products addressing an unmet medical need

= CMA 1. A medicinal product shall be considered as addressing
an unmet medical need if at least one of its
= PRIME therapeutic indications relates to a life threatening or

severely debilitating disease and the following
conditions are met:

RDP

a) there is no medicinal product authorised in the
Union for such disease, or, where despite
medicinal products being authorised for such
disease in the Union, the disease is associated
with a remaining high morbidity or mortality;

b) the use of the medicinal product resultsin a
meaningful reduction in disease morbidity or
mortality for the relevant patient population.
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What do patients think?



European
Patients
Forum

EPF proposal for a patient-centred framework
for defining Unmet Medical Needs

October 2023

“The term “unmet medical need” itself seems inappropriate, when in fact “unmet patients’ needs” — defined by and with patients
—should be the main driver of pharmaceutical R&D.”

EPF proposal, unmet medical needs should be defined by:
Apply to medicinal products intended to treat, but also medicinal products intended to prevent or diagnose a disease [...]

Address patients’ immediate therapeutic needs, defined as needs perceived by the patients that are not met by currently available
treatments, and longer-term societal needs, including impacts on carers and future public health threats.

Be inclusive — many lifelong, chronic diseases are not or no longer considered as “life-threatening” but still represent a significant
burden on patients, carers, and healthcare systems. [...]

+Specific criteria for assessing patients’ therapeutic needs



European
Patients
Forum

EPF proposal for a patient-centred framework
for defining Unmet Medical Needs

October 2023

= Specifically, when assessing patients’ therapeutic needs, the following criteria should be considered:

= |Impact of the condition on life expectancy after providing standard of care treatment

= Appropriateness of the current standard of care for the patient, including considerations of:

Impact of the new product on one or several serious outcome(s) of the condition that is/are not or insufficiently addressed by the current
standard of care

Impact of the new product on disease onset, progression, and duration, as well as disease severity, compared with the current standard of care
Impact of the new product on a specific patient subpopulation who fails to tolerate or to respond to the current standard of care

Inconvenience of current standard of care and major improvements to patient care, including when the new product addresses treatment
compliance issues, leading in turn to significantly improved outcomes

Lack of availability of the current standard of care in one or several EU member states. [...]

= |Impact of the condition on patients as it relates to their experience and everyday lives after receiving standard of care treatment. This includes
considerations of quality of life, recognising the multifactorial nature and current evolutions of the concept (e.g., mental health impacts)



How does it relate?

Article 83 (Directive)

Medicinal products addressing an unmet medical need

A medicinal product shall be considered as addressing
an unmet medical need if at least one of its
therapeutic indications relates to a life threatening or
severely debilitating disease and the following
conditions are met:

a) there is no medicinal product authorised in the
Union for such disease, or, where despite
medicinal products being authorised for such
disease in the Union, the disease is associated
with a remaining high morbidity or mortality;

b) the use of the medicinal product results in a
meaningful reduction in disease morbidity or
mortality for the relevant patient population.
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What are the principles?



What are the underlying (sometimes conflicting) principles?

Prioritize Do not discriminate
Patient oriented Societally oriented
Facilitating innovation Realizing cost-savings

Predictability Flexibility



How about incentives?

= |In the EC proposal:
= Eligibility CMA
= Eligibility for PRIME
= RDP +bmo

Note:

= No use of market exclusivity (as for orphan medicinal products 10y)

= The EC/EU has no remit to direct pricing and reimbursement decisions (individual country mandate)



Industry perspective



Unmet Medical Need: It all starts with patients and science

| thimal Health

p8au jawiun
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= |Incentives should be fit-for-purpose and predictable
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How does it relate?

= Fit-for-purpose
= Non-discriminatory

= Predictable

Article 83 (Directive)

Medicinal products addressing an unmet medical need

A medicinal product shall be considered as addressing
an unmet medical need if at least one of its
therapeutic indications relates to a life threatening or
severely debilitating disease and the following
conditions are met:

a) there is no medicinal product authorised in the
Union for such disease, or, where despite
medicinal products being authorised for such
disease in the Union, the disease is associated
with a remaining high morbidity or mortality;

b) the use of the medicinal product results in a
meaningful reduction in disease morbidity or
mortality for the relevant patient population.
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EFPIA recommendations

1. A patient-centric definition inclusive of different perspectives
= No discrimination of patient groups (positive incentive)
= Processes should include all stakeholders, especially patients

A broad understanding of UMN, giving room for more stakeholder perspectives (patient, physician,
health system, society)

https://www.efpia.eu/about-medicines/development-of-medicines/unmet-medical-need/. Addressing unmet medical
need. October 2023
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https://www.efpia.eu/about-medicines/development-of-medicines/unmet-medical-need/

EFPIA recommendations

2. UMN as a means to incentivize should reflect the reality of science and R&D
= R&D is usually in waves, incremental innovation should be incentivized
= |ncentive framework should be predictable

= |ncentives should be meaningful and not be counteracting good R&D

https://www.efpia.eu/about-medicines/development-of-medicines/unmet-medical-need/. Addressing unmet medical
need. October 2023
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https://www.efpia.eu/about-medicines/development-of-medicines/unmet-medical-need/

EFPIA recommendations

3. The EU should be an innovation leader, while respecting member state competencies

= An EU-level UMN definition is not an appropriate tool to fix access & affordability concerns (UMN
definition should maintain the distinction between EU and member state remits)

= A restrictive UMN definition combined with shortened RDP for all products, erodes Europe’s
competitiveness

https://www.efpia.eu/about-medicines/development-of-medicines/unmet-medical-need/. Addressing unmet medical
need. October 2023
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EFPIA Key recommendations

Taking the evolution of science and patient needs as a starting point, we understand an UMN as a
condition that is not adequately prevented, treated or diagnosed by authorized interventions
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