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Changes in 15 years of the Orphan Regulation
Stakeholders & Development of Orphan Drugs in the EU

2000 07/2015
Patients: few drugs for rare Patients: 105 'active’ OD, > 1500
conditions products designated
Industry: focus on non-orphans Industry: develops an interest,
with big pharma & blockbusters SMEs and Academia involvement
Health care Health care .
professionals/Academia: not professionals/Academia:
: Sponsors of designations / some are
involved MAH

Regulators: at least 28 different Regulators: 1 procedure —
procedures for MA centralised
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Orphan Regulation in the EU

« Regulation (EC) No 141/2000 of the European Parliament and

of the Council on Orphan Medicinal Products of 16 December
1999

* Criteria for designation

« Committee (COMP)

* Procedure

* Incentives (market exclusivity)

¢ Commission Regulation (EC) No 847/2000 of 27 April 2000

laying down the provisions for implementation of the criteria for designation of
a medicinal product as an orphan medicinal product and definitions of the
concepts ‘similar medicinal product’ and ‘clinical superiority’

¢ Commission communication July 2003 (2003/C 178/02)

Under revision
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OD Regulation

Incentivises development and authorisation of products for

e diagnosis, prevention or treatment
e up to 5/10,000

e serious condition
* [significant benefit]

By development support (PA) and protection of authorised
against direct competition (ME)
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COMP review prior to authorisation (2000-2014)

maintenance mainly issues
of criteria with significant
justified benefit
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Active Designations by therapeutic area
(9/2015)

1%
B A-alimentary tract & metabolism M B - blood & blood forming organs M C - cardiovascular system
B D - dermatology B G - genito urinary tract B H - systemic hormonal preparations
HJ & P - antiinfectives & antiparasitic M L - antineoplastic agents L - immunomodulating agents
B M & N - musculoskeletal & nervous system MR - respiratory system S - sensory organs
V - various
-
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Double trouble

e Scientific challenges : limited information, no
models, no experts, small number of patients

 Regulatory challenges: identify plausible
candidates, develop product and authorise

ensure successful, consistent, fair,
stable, predictable environment
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What can we do?

Home Find medicine  Human regulatory  Veterinary r ¥ News & events  Part

P HOMA B COMMIttess B COMP B AGENDAS, MINULES ANG FAPGITE

CHMP
Y I ransparency ERa COMP: Agendas, minutes and meeting reports
CVMP This page lists the agendas, minutes and meeting reports from the Furopean
Medicinal Products (COMP) plenary meetings.
COMP
The Committee has been publishing meeting reports summarising the main outcomes ©
° I I - t - Overview started publishing minutes at its July 2012 meeting.
a rl I l O I I I Z a. I O I l Members For older meeting reports, see COMP: Committee mesting report archive 2007-2011.
Meatings

Table of contents
T Agendas, minutes and

b Agendas
reports. g

¥ Minutes

. Regulatory docs
PERSPECTIVES

. Publications

European regulation on orphan
medicinal products: 10 years of

® C O n fe re n Ce S experience and future perspectives

The Committee for Orphan Medicing! Prodects and the Evrgpean Meaicines
Agency Sckentific Secretariat

. Surveys
. Presubmission

. Guidance
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Ready to submit? (1)

* Find a DISTINCT entity

» etiology, pathophysiology,
histopathology, clinical
characteristics, classification

» rare and serious

 Not patients with common
manifestations of several
underlying diseases

* Not subsets of broader
conditions

Proposed
condition has
distinct
pathophysiological,
histopathological,
clinical characte-,
ristics.

Prevalence:
identification of
European
epidemiological
resources (e.g. papers,
registries, databases).

Prevalence is <5, Y©5
in 10,000 in EU**

Not eligible*

Condition is
seriously debilitating/
life threatening.

Subset has a
plausible link to the
condition AND the product cannot

exert pharmacodynamic effects
beyond the subset.

Condition is

http //www.ema.europa.eu/docs/en_GB/document_library/Other/2015/08/WC5001917

- 64npdf
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Ready to submit? (2)

 Have proof of concept DATA
with the active in context of
the specific condition

The specific

 Not rationale without data

Data available with the
specific product in relevant non-
clinical models or patients affected
by the proposed condition,
indicating clinically relevant
outcomes.

 Not data on other products

« Not data on other conditions

Identification of existing
methods of treatment,
——  di@agnosis or prevention
of the condition within
the EU.

http://www.ema.europa.eu/docs/en_GB/document_library/Other/2015/08/WC500191754.pdf

w
L 1995

‘)‘ 2015
.‘ EMA



FUROPEAN MEDICINES AGENCY

Ready to submit? (3)

« DATA to support assumption of significant benefit

« Discuss your orphan product vis a vis what is already
authorised to show improved effects, add-on effects,
targeting different aspects or populations, major
contribution to patient care

Satisfactory
authorised methods for
treatment, diagnosis or
prevention exist within
the EU.

Grounds for potential significant
benefit based on data to support
clinically relevant advantage and/or
major contribution to patient care vis
a vis the existing authorised
products.

Not ready to apply*. Consider
other frameworks (e.g. paediatrics,
advanced-therapy medicinal

products, micro-, small- and
medium-sized enterprises).

Ready to apply for an orphan
designation. Arrange a pre-
submission meeting.

http://www.ema.europa.eu/docs/en_GB/document_library/Other/2015/08/WC500191754.pdf
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Telltales of achievement

e Authorised orphans
 Stakeholders
e Frameworks

e Clustering around new
orphan indications

 Rare conditions
becoming frequent!
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Thank you

email:
orphandrugs@ema.europa.eu §

Click:
http://www.ema.europa.eu

Follow us on % @EMA_ News
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