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Update and first insights

8th Industry stakeholder platform on research and development support - 11t July 2022

Presented by Christelle Bouygues (Regulatory Affairs) and Anna Tavridou (Scientific Advice)
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Repurposing Pilot: Steps and Timelines

Selection of candidate projects sufficiently
mature to benefit from scientific advice
(SA), in consultation with the EU-IN.
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Scientific advice Filing of a new

Launch Pre-entry Selection entry and outcome indication

28th Until 28th EMA / NCAs SA Depends on
October February timelines (Q4 uptake by an

2021 2022 2022) applicant/MAH

< T >

Champions submit their candidate Communication outcomes to the

project(s) to the competent champions

authority of their choice using the
submission form
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Phase 1 — Submission: first insights

35 candidate projects submitted to EMA

Therapeutic Areas Champions status
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NO YES Not-for-profit organisation = Patient organisation
mTotal mPossible = Collaborative group Academia
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Step 2 - Selection phase: based on information provided in the submission form

W

b

ias the innovator / brand leader authorised  Yes/No/Unknown [If possible, provide_

medicinal product been granted = information e.g. product narme / MAH(=), date of
marketing authorisation more than 8 years  awutharisation and indicate if authorised
ago? Member State or the European Commis:
s an authorised medicinal product(s) Yes/Ne/Unknown
A H 5 5 i containing the concerned active substance
|Repu rposing pilot project for authorised medicines T Py o Lt

protection certificate (SPC) protection, and
Submission Form data and market exclusivity perieds?
(Te be submitted to: see Annex to the Q&A on repurposing pilot project — of note for submission to
Endealiok)

MA; pleass u Champion characteristics

Flease indicate if you are a Not-for- profit Yes/fo
organisation as per the definition in
Active substance(s) 2 =
Provide the name(s) of the active substance(s) that are the subject of repurposing Piaass mdicats i you ars 2 patient e
organ e Tar tha definticn in
Champion f“"t"ﬂ“f
Champion’ Provide the name of the Champion e D e i vesiie
Contact details Provide contact detsils of the :ones.r person (e composition of the group)
mail acdress, phone Please indicate if you are an Academic Yes/No
Institution as per the definition in footnote”
New therapeutic use targeted
= — e T Yes/No
MNew propesed condition or indication Describe I A L,
Is the proposed new mm:lltmmrndlcahun for Yes/No Iceland, Lischtenstein or Norway?
the authorised active substance dist = = —— —
the currently authorised mdlmtmn(s) Ilsbed e e < = Fesiie
in section 4.1 of authorised med Ane Armdermia Stus
product(s) in the EEA?* * OF note: this informaticn is in light o fees applicable to scademis for an orphan development but is without
Do you hold an orphan designation for the  Yes/io prejudice of taking part ta the repurposing pilat
propesad repurpasing project? i s nl d for scientific advice

Note: only one pathway should be followed, either EMA or NCA

Authorised medicinal product(s) in the EU/EEA

Mational Competent Authority (MCA) Yes/No
Authorised indication(s) (section 4.1 SmPC) 7o be fisted/summarised
Name of NCA Plassa provids the name of the NCA
Authorised pharmaceutical form(s) Saction 3 SmPC or an exiract of the Public Data
from Article 57 database® can be provided as an EMA. Yes/No
amnex
Awuthorisation 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
amnex

“Nor-profit craeniation Gr “iGA-profit 16gel entity’ Should be undersland a5 o legel entily which by IS legsl fars is
arich hes @ leaal o skalutory obialion not Lo distribute brofits ta s sharenokiers or individusl

. ) . uld be a2 Bevy NALLral parson, or By ISGAI Perann craaled ar

Area (EEA), it is Sowisable for Champions deveioping enimnal low, Unian ternational law, which has legal peraonality and which may, acting in its own

11 Champions &re esteblished culside the Europesn Ecanam
n

the oroducts bo nominete & e E2A o faciitale communicetion betaesn the Authories snd such e e o
" rAtive Group, one conte o auld d d as not-far profit which are patient focused, and in which
L T ek coma et oo, ' 4 Akt wetars 16 et 1 kb o ot (INe Iotier whin ROLENtS Sre uNADIE to FEpreseal themseivas) rnresent 8 BoLrili oL MEMBArs i
he Article ear L T hurman-

2 T Articia =7 gatabase = s scessand in the o lik: Bt ema urops eujeninumane fSborailse Groups and Eurcpean Rarerence Nelworks (ESING) Showd be Lndersiond ss witual nstworks o
emculatanunal auitarstion el madicnes oe e g anderislaul dula srlicle S 2 alataheas, 1L containg 2l aumorintions of perace whhou 15gal peraanaliy uolying hesnCare providars and researchers crass
e o o O e P W e et S SO Acaciaria: o ALAGBMIC Sector” ShOUIA B UNdGr 41600 A4 ConsisTing of PUDIC 0r privite PiGher SOLCALIGN 44ABY A Ants
and filtered by selive substance. For further delails requested in thia section, refer Lo the Iallowing inks far centraily awerding e Emm:rl private non-orofil research araanisalions whose orimary mission is Lo pursue
Suthorised med-cines {Search ledicines) o nationelhy 34thorser rmed cines (v the websites of e Aation) research, European infersst organissiions; Intemationsl Europsan interest organisstion’ shauid b

210 Who4S BriNGoa] SOISELE s 1 BrarmGIS SELIE hd LAChAGIGACA) Geoaeratian it Eurons
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The fallowing alements are impsrtant to the plausibility snd bility of an ayuthacised
medicine requrpasing. approach. Bexes contain minimum pieces of infermation that is needed fo
assess the prpasal but descriptions may not be restricted to those elements. It is highly
recommended bo provide detaifled relevant infaormation, including references and annexes (max.
limit of 20 pages):

1. Product description & mechamsm(s} of action

=) Safety profile
f) Evidence supporting safety in the propesed new condition/indication

tration,

<Substance
reference &

2. Proposed new condition(s) findication(s)

Please consider as much as possible some or Al of the compenents in the following mock-up which
may be relevant to cover in the targeted indication:

6. Please provide tabular overviews of the completed/on-going/planned pre-
clinical studies {e.g. study type/objectives, speces/strain, mode of administration,
doses, number of assays/animals, study duration, outcome variables, GLP

conditions)

7. Please provide tabular overviews of the completed/on-going/planned
clinical studies (e.g. study type/objectives, speces/strain, mode of admimistration,

doses, number of patients, study duration, outcome wvariables, GCP conditions)

8. Does the Champion consider that further pre-clinical & clinical studies are
necessary to demonstrate efficacy and safety in this new indication? If yes,
please specify.

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

id be coverad by

cal devalapment that sho

cuss here any gap in the pre-c
search

Pre-clinical

Clinical

a} Background of the disease (including sericusness, population, prevalence, gig)

b} Discussion on the current available treatmant(s), with their limitations and disadvantages
(reference to dinical guidelines could be useful)

<) Description of the existing unmet need to be tackled.

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

Flasse, discuss here studies siready engsing or planned to fill the gaps

4. Claim of major public health interest

10. Regulatory status

health

Please, provide information on how the new indication may add value from the pu

interest point

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

a) Previcus and plannad interactions with ragulators
b) Orphan drug designation: Yes/No/planned/non-applicable
<Delete as appropriate. If yes, give details.>

<) Potential for Baediatric-use marketing autharisation (PUMA)
d) Potential for 1-year data exclusivity for a new indication (Article 10(5) of Directive 2001/83/EC)

ss important the com
scuss more thoroughly
e when available

a} Plauslblllty 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 targeted population)

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

<) Real world data zvailable {post-gytharisation studies, registry dzta, named patient basis,
magistral preparation, off-label use)

d} Indication is included in clinical guidelines or other recommendations such as health technology
assassment [HTA)

A See available information thraugh the article 57 database. Fallow the instructio

in page 1.

Repurposing --8th-Industry-platform-R&D-—--July-2022

11. ial marketing authori; ign holder (MAH) or other stakeholder
interactions

What contacts /discussions (if any) have you had with 2 (potential) MAH of the active substance or
other stakeholders (e.g. patient organisations. professional associations, research organisations.
trade associations).

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

o 1 agree that my candidate project submission is shared within the regulatory network.
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Repurposing Pilot: Next Steps

Communication outcomes to champions - Q3 2022

SA Pre-submission meeting with selected champions - Q4 2022

Start of Scientific Advice — Q4 2022

Repurposing - 8th Industry platform R&D - July 2022
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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 SArepurposing@ema.europa.com

Follow us on % @EMA_News
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