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1. Background

The European Commission’s Pharmaceutical Strategy for Europe

EMA Regulatory Science Strategy and EMANS to 2025

Initiative of :

Commission Expert Group on the Safe and Timely Access to Medicines
for Patients (STAMP) of the Pharmaceutical Committee

L Repurposing Observatory Group (RepOG) - Led by ES

1 Medicine repurposing pilot project
Classified as public by the European Medicines Agency




EUROPEAN
MEDICINES
AGENCY

2. Framework

To facilitate the regulatory recognition of new indications for well-established,
authorised medicines

e When supported by a data set
e When out of the protection periods
e MAH does not take the lead in applying for a new therapeutic use

To outline the process to support not-for-profit organisations and academia

e Goal: generating and gathering the required data to support the
authorisation new therapeutic uses (through scientific advice and uptake by

an applicant / MAH)
e Repurposing sponsors are called "Champion”

To help champions present their proposed repurposing project to regulatory

authorities and seek advice

2 Medicine repurposing pilot project
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3. Steps of the framework

Approved indication

/""/

Variation, Extension, Champion proposes
MAA new indication
. p Regulatory procedural
Interaction with MAHs e

i Champion assembling
Ch bl :
“advised dats supportive data

T~ /

Regulatory, Scientific,
HTA advice

3 Medicine repurposing pilot project
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4. Go live of the pilot

European Comission
https://ec.europa.eu/health/documents/pharmaceutical-committee/stamp en

EMA:

news
https://www.ema.europa.eu/en/news/repurposing-authorised-medicines-pilot-support-not-profit-organisations-academia

web updates
https: //www.ema.europa.eu/en/human-regulatory/research-development/scientific-advice-protocol-assistance # scientific-advice-on-medicine-
repurposing-(new)-section
https: //www.ema.europa.eu/en/partners-networks/academia#regulatory-and-scientific-support-section
https://www.ema.europa.eu/en/academia

Q&A document
https://www.ema.europa.eu/documents/other/proposal-framework-support-not-profit-organisations-academia-repurposing-authorised-
medicines en.pdf

form
https://www.ema.europa.eu/documents/template-form/submission-form-repurposing-pilot-project-authorised-medicines en.docx
Twitter:

https://twitter.com/EMA News/status/1453690165734563847
. LinekdIn: October 202

https://www.linkedin.com/feed/update/urn:li:activity: 6859456197892861953

§ M T W T F

AEMPS: 9 2
https://www.aemps.gob.es/informa/notasinformativas/medicamentosusohumano-3/2021-medicamentosusohumano-3/se-inicia-el-piloto-europeo-para-

impulsar-el-reposicionamiento-de-medicamentos-autorizados/ 3 4 5 ] [ 8 9
EFPIA: 10 11 12 13 14 15 16
https://efpia.eu/news-events/the-efpia-view/statements-press-releases/supporting-academic-and-non-for-profit-champions-to-repurpose-medicines/ 17 18 19 20 21 29 23

EUCOPE: . o i 24 25 26 27 29 30
https: //www.eucope.org/new-ema-hma-pilot-on-medicines-repurposing/ -

Medicines for Europe:
https://www.medicinesforeurope.com/news/european-commission-pilot-project-on-repurposing-brings-value-added-innovation-to-life/

ACF: et rcou 0 s s B Thursday, Oct 28th 2021

https://www.anticancerfund.org/en/good-news-ema-
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5. Steps of the pilot

EMA and NCAs select candidate projects
sufficiently mature to benefit from

Announcement on "
EMA/NCAss scientific advice (SA), in consultation L Filing of new
with the EU-IN. Scientific indication

(volunteers)/EC advice entry 1

and outcome

Pre-entry 1 Selection

Launch

Depends on

28th Until 28t respective Depends on
Octobe February EM:/ NCA uptake by an
r 2021 2022 applicant/MAH
SA process

t

Champions submit their candidate
project(s) to the competent
authority of their choice using the
submission form

5 Medicine repurposing pilot project
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6. Objectives

\

\r

To identify gaps in the existing guidance applicable to repurposing, and
evaluate the potential need for adaptations and guidance (e.g. RWE/RWD
I}

field)
To create a report to assess the results of the pilot

To assess the clarity and comprehensibility of the framework and process from
the not-for-profit organisations’ and industry perspective

=

To check the feasibility of compiling the required data for the scientific advice
request from the not-for-profit organisation’s perspective.

To monitor the progress of the repurposing programmes beyond scientific
advice towards filing of a new indication

/

6 Medicine repurposing pilot project
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7. Who can participate?

7

A champion is:

V A not-for-profit organisation or academic institution,
collaborative groups and European References Networks (ERNSs)

V Able to coordinate and/or foster the research programme up until
the point of full industry engagement

V Transparent regarding interactions with relevant pharmaceutical

company(s) [of note: EMA’s policy on competing interests of members
/ experts of committees]

In charge of filing the initial request for scientific/regulatory
advice on the basis of the available data.

Medicine repurposing pilot project
Classified as public by the European Medicines Agency
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8. Medicines eligibility criteria
N\

Be a well-established active substance in a medicine authorised in a Member State or in the
European Union

\

Be an authorised medicine out of data exclusivity and market protection periods and
out of basic patent/supplementary protection certificate (SPC) protection

To target a new indication in a condition distinct from the currently authorised
indication(s) listed in section 4.1 of the relevant summary of product characteristics (SmPC)

/

To target an indication in an area where important public health benefits / Union interests are
likely to be achieved. Conditions for which no or few medicines are currently authorised or which
are associated with high morbidity and/or mortality despite available medicines, will be focus of
the pilot.

/

8 Medicine repurposing pilot project
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9. Benefits of taking part of the pilot

Tailored guidance to
prepare for scientific
advice

Guidance provided
Increase the should support the not-
robustness of the for-profit organisation
data engage with a

commercial company

9 Medicine repurposing pilot project
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10. CA, fees and incentives

@ No fees for the Pre-entry phase submission @ (no) Fees for the Scientific Advice phase -
see below

Type of advice Fees for Fees for
Country y - informal formal If yes, amount
provided . .
meetings meeting
SUKL Ccz Formal and informal N/A
< ) )
FIMEA FI Only formal N/A NO* (el en-(proiis
Champions)
AEMPS ES Only informal NO NO N/A
NIPHN HU Formal and informal NO NO N/A
AIFA IT Only informal NO NO N/A
PEI DE Formal and informal NO YES Variable
FAMPH BE Only formal N/A YES Variable
Fee waiver for
orphan SA for
) YES (SA fee ;
EMA EU Formal olF il RS . waiver on EEELIEmIE 6 2
submission meeting . waiver for a subset
selection)
of selected
candidates
1y IMITUILITIC I SPUl PUSITY PIHUL plujecl

Classified as public by the European Medicines Agency
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11. Repurposing observatory group (RepOG)

v

v

11

will report to the Pharmaceutical Committee
will conclude on practical aspects of the pilot

will report on the challenges, successes and
opportunities

will make recommendations

will provide contact point for regulatory authorities and
other stakeholders

will not be involved in selecting Champions or
medicines for the pilot nor any individual assessment or
decision making role for the individual pilot projects

Classified as public by the European Medicines Agency

The European Commission (DG
SANTE and DG RTD)

Champions representatives

Industry associations

One national research funding

body

The regulatory subgroup (EMA

and NCA)

EU-IN repurposing
subgroup
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Questions & Answers

. - - .

[ TN A A
S HMA

Questions & Answers

Proposal for a framework to support not-for-
profit organisations and academia in

1. What is medicines’ repurposing and why it is important? - - - =

2. What is the proposed framework to support repurposing? repu rpDSI I'Ig aUthDrISEd I'l"IEd Icines

3. What is the goal of the medicine repurposing pilot project?

4. Who coordinates the pilot project? 2 5 i %
5. Whe can apply? Questlon and Answers on repurposing p!lOt pl‘O]'ECt
6. Which medicines are eligible? V. October 2021

7. What are the benefits of taking part in the pilot? -

8. How will candidate medicines be selected during the pre-entry phase?

9. What are the steps of repurposing pilot?

10. How to apply and what information to submit to enter the repurposing pilot?

11. What happens after the scientific advice?

12. How is the Industry engaged in the repurposing pilot?

13. For how long will the pilot run?

14,  What fee will be applied?

15. What information on the selected medicines will be made public?

16. Annexes. Contact points in competent authorities and fee-related information

12 Medicine repurposing pilot project
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Repurposing pilot project for authorised medicines

Submission Form

(To be submitted to: see Annex to the QEA on repurposing pilot project — of note for submission to
EMA: please use Eudraliok)

Active substance(s)

Provide the name(s) of the active substance(s) that are the subject of repurposing

‘Cham,

Champion® Provide the name of the Champion

Contact details Frovide contact detsils of e\ke contact person (e-
mail address, phone ]
New therapeutic use targeted

New proposed condition or indication Describe

Is the proposed new condition/findication for  Yes/fs
the authorised active substance distinct to

the currently authorised i ion(s) listad

in section 4.1 of authorisad medicinal

product(s) in the EEAZ

Do you hold an orphan designation for the Yes/Po
proposad repurposing project?

Authorised medicinal product(s) in the EU/EEA

Authorised indication(s) (section 4.1 SmPC)  To be fisted/summarised
Authorised pharmaceutical form(s) Section 3 SmPC or an extract of the Public Data
fram Article 57 database’ can be provided as an
annex

Authorisation details (date of first Section 9 SmPC or an extract of the Public Data
)

authorisation, MAH name from Article 57 database’ can be provided as an
annex
LIFC i are i outside the Economic Area (EEA), it is advisable for Champions develoging

the EEA Lo fach

n belween the Autherities and such
collabarative group, one contact point

the preducts Lo naminale 2 cantact paint w

Champions. act point may be the sa

Sl b sstablished to act as champian on behalf of the associstio

*1In case of product combinations, it is necessary bo specify the indications of both.

* The Article 57 database can be accessed in the following link: hitps: ape
igation dat i i

ate communical
ar

ns all
the Eurapean Econol and
formatian in accordance with European Unian (EU) legistation. It can be downloaded as an Excel sheet
tered by elive sutistance. For furiner dateie requasted in this aaction, refar Lo tha Tallowing links far centrally

(search bor 1 e (wisil the websites of the Dational
competent aumar 5).

cant:
EEA). The Marketing aulhurls.:llun e Lot s

13 Medicine repurposing pilot project
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Has the innovator / brand leader authorised  Yes/No/Unknown [If possible, provid:
medicinal product been granted 2 information e.g. product name / MAH(=), date of
marketing authorisation more than B years  authorisation and indicate if authorised b
ago? Member State or the Eurcpean Commi

Is 2n authorised medicinal product(s) Yes/Ne/Unknown
containing the concerned active substance

out of basic patent / supplementary

protection certificate (SPC) protection, and

data and market exclusivity periods?

Champion characteristics

Please indicate if you are 2 Not-for- profit Yes/No
as per the d

footnote!

Please indicate if you are a patient Yes/Ne

organisation as per the definition in

foctnote®:

Please indicate if you ars a collaborative Yes/No

group® (if yes, please provide the
composition of the group)

Flease indicate if you are an Academic Yes/No
Institution as per the definition in footnote’

For academis anfy* Yes/No

Is the entity’s seat located in the EU,

Iceland, Lischtenstein or Norway?

Are you meeting criteria c) of the Yes/No
Annex ‘Academia status’

# Of note: this informatien is in light of fees applicable to academia for an orphan development but is without
prejudice of taking part to the repurposing pilot

Appli 's pl d for scientific advice
Note: only one pathway should be followed, either EMA or NCA
Mational Competent Authority [NCA) Yes/No
Name of NCA Please provide the name of the NCA
EMA Yes/No

on legal entity’ Snould e understood as & legal entity which by its legal form is
vt Making or Which Nas o 18071 0 Statubory OBIABION NE 6 HiStABLLS Brofa to A3 Sharehalders o ndividual
members; Legal entity' should be understood as &
sueh under natianal 1w, Unien law or intemational
name, exercise rights and be subject Lo abligations:
©Patient arganisations’ should be understood as not-lor profit organisations which are patient focused, and in which

ars [Lhe latber when patients re unable bo represent themselves) represent sopaiabibe ol members

natural perso Ieqal person created and recognised &
B, which has legal personalily and which may, actng in its own

groups and Metworks (ERNs) should be understood as wvirtual networks or
ations of persons withoul legal personality involving heslthcare providers and researchers scross Europe.
LBl BE URASFSLOB 28 CanSISling oF public & private Righer educalian Sstablishments
deorees, public or private non-profit ressarch orgenisations whose orima
0 terest organisations, - ati European interest o =
ungerstand as an mlen.elmnel arganisation, e Majority of whase members are MemBer SIBLES OF ASSOEALen Eountries
and whose principal shiective is to pramote scientific and technalogical cosperati Europe.
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Submission
form (p.2)

The following elements are important to evaluate the plausibility and feasibility of an autharised,
medicine requrpesing. approach. Beoxes contain minimum pieces of information that is needed o
assess the pmpasal but descriptions may not be restricted to those elements. It is highly

d to provide detailed relevant i ion, including references and annexes (max.
limit of 20 pages):

1. Product descrlptlon & mechanlsm(s} of action

‘structure, ai ised dose and route o. admi;
authorised medici

<Substance type

reference te

2. Proposed new condition(s)/indication(s)

Flease consider as much as possible some or all of the components in the following mock-up which
may be relevant to cover in the targeted indication:

<Diagnestic use >or <Prever

o pat
Py, or other restri
nt combinat

3. Background information on the disease/population targeted and the unmet
medical need

a)} Background of the disease (including sari lence, el

b) Discussion on the current available treatment(s), with their limitations and disadvantages
(referencs to dinics] guidelines could be ussaful

<) Description of the existing unmet ne=d to be tackled.

4. Claim of major public health interest

-miation on how the new indication may add value from

ew

nterest p

5. Does the product hold sufficient promise to address the unmet medical
need described in section 3)7?

data). Add as much infor s possible available.

a) Plausibility of mechanism of action / proof-of concept data to support the new
condition/indication (2.g. chronic vs. short-term use, different posology. different mode of action.
different targsted population)

b) Preliminary pre-clinical/clinical data / strength of current evidence to address the unmet
medical nee

<) Real world data available (post-autharisation studies, registry data, named patient basis,
magistral preparation, off-label use)

d) Indication is included in clinical guidelines or other recommendations such as health technolegy
assessment [HTA)

" Ses aveilable informetion thrauah the article 57 detabase. Fellow the instructic

14 Medicine repurposing pilot project
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) Safety profile
) Evidence supporting safety in the proposed new condition/indication

6. Please provide tabular overviews of the © d/ ng/ pl pre-
clinical studies (e.g. study type/objectives, spedes/strain, mode of administration,
doses, number of assays/animals, study duration, outcome variables, GLP

conditions)

7. Please provide tabular overviews of the completed fon-going/planned
ol ical stuw s {e.g. study type/objectives, spedes/strain, mode of administration,
doses, number of patients, study duration, outcome variables, GCP conditicns)

8. Does the Champlon consider that further pre-clinical & clinical studies are
nec v b efficacy and safety in this new indication? If yes,
please speclfy.

re any gap in the pre—c

se, discuss Id be covered by

rther research

o

Pre-clinical

Clinical

9. Does the Champion have resources to conduct additional pre-clinical &
clinical studies?

[ Please, discuss ady ongeing or planned ko

10. Regulatory status

a) Previous and planned interactions with regulators

b} Orphan drug designation: Yes/No/planned/non-applicable
<Delete as appropriate. If yes, give details.>

<) Potential for Basdiattis-use marksting suthacisation (PUMA)

d) Potential for 1-year data exclusivity for a new indication [Article 10(5) of Directive 2001/83/EC)

11. Potential marketing authorisation holder (MAH) or other stakeholder

interactions
What contacts /discussicns (if any) have you had with = (potenvtlal) MAH of the active substanoe or
other stakeholders (e.g. patient pr research

trade associations).

12. Any points the Applicant/Champion wished to address / expected benefits
from the pilot

O I agree that my candidate project submission is shared within the regulatory network.
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References

Q&A:
Proposal for a framework to support not-for-profit organisations and academia in repurposing

authorised medicines (europa.eu)

Submission form:
Submission form - Repurposing pilot project for authorised medicines (DOCX/138.84 KB)

new

EMA scientific advice webpage
https://www.ema.europa.eu/en/human-reqgulatory/research-development/scientific-advice-
protocol-assistance#scientific-advice-on-medicine-repurposing-(new)-section

15 Medicine repurposing pilot project
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Any questions?

Further information

Official address Domenico Scarlattilaan 6 « 1083 HS Amsterdam « The Netherlands

Telephone +31 (0)88 781 6000
Send us a question Go to www.ema.europa.eu/contact

Follow us on % @EMA_News

Classified as public by the European Medicines Agency
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