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Early development services at EU level ®

EUROPEAN MEDICINES AGENCY

- SMEs office™ regulatory and « Advanced therapy medicinal product
scientific support for protocol classification*
assistance, fee reductions,
training, workshops etc. « Paediatric investigation plan*

* Innovation task force (ITF) safe

e Orphan medicine designation®*
harbour®

« PRIME scheme(PRIlority Medicines)*

e Qualification of novel

methodologies « EU-lnnovation Network(EU-IN)

« Scientific advice (H)*

* No fee 4 Keep in mind: time and potential fees
* Fee reduction for academics \ (Note on fees payable to EMA and exemptions)

 —


http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_000608.jsp&mid=WC0b01ac0580925b1b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_000519.jsp&mid=WC0b01ac05804ece5e
http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_000660.jsp&mid=WC0b01ac05809f8439
http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_000334.jsp&mid=WC0b01ac05800ba1d9
http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/document_listing/document_listing_000327.jsp&mid=WC0b01ac0580024596&jsenabled=true
http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/06/WC500228850.pdf

Why an EU-Innovation offices Network? &)

EUROPEAN MEDICINES AGENCY

strengthened collaboration to support medicine innovation and
early development of new medicines in the EU by establishing the
EU innovation network.

EMA and the HMAs adopted the mandate of the
EU Innovation Network in October 2016

http://www.ema.europa.eu/docs/en GB/document library/Other/20
17/03/WC500223627.pdf



http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/03/WC500223627.pdf
http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/03/WC500223627.pdf
http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/03/WC500223627.pdf

HMA: Support to medicines innovation at National level )

EUROPEAN MEDICINES AGENCY

National Competent Authorities (NCAS) responsible for key tasks, including

— Authorisation and Good Manufacturing and Lab Practices

— Clinical trial authorisation

— ATMPs Hospital Exemption

— Compassionate use

— NCAs scientific advice (fees might apply)

— NCA'’s Innovation Offices: specific schemes/services (fees might apply)

including decision on applicable framework (e.q. device or medicine)



http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners_and_networks/general/general_content_000219.jsp&mid=WC0b01ac058003174e
http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners_and_networks/general/general_content_000219.jsp&mid=WC0b01ac058003174e
http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners_and_networks/general/general_content_000219.jsp&mid=WC0b01ac058003174e
http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners_and_networks/general/general_content_000219.jsp&mid=WC0b01ac058003174e
http://www.ema.europa.eu/ema/index.jsp?curl=pages/partners_and_networks/general/general_content_000219.jsp&mid=WC0b01ac058003174e
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http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/05/WC500228157.pdf
http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/05/WC500228157.pdf
http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/05/WC500228157.pdf
http://www.ema.europa.eu/docs/en_GB/document_library/Other/2017/05/WC500228157.pdf

EU-IN Mission @)

EUROPEAN MEDICINES AGENCY

Addressing gaps: seamless support to Innovation at local and EU level

ITF, ATMPs CAT support, SMEs registration EU Committees role:

OMP des., re-direct to NCAs products Scientific Advice, MAA, MAPP (PRIME des.)

Pilot GMP
Research GLP Non- GCP — Phase 117111 Post-
Methods clinical FIH MAA approval

]
NCAs local support National provisions for early
EU-IN, National Scientific Advice, Clinical access
trials authorization, Compliance




HMA: EU-IN core business £

EUROPEAN MEDICINES AGENCY

Innovation Offices join on a voluntary basis

The services of the Innovation Support Offices are directed to
hospitals, academic groups and SMEs, research foundations,
consortia.

Some offices have expressed their willingness to hear from Patient
interest groups and or funding/networking organisations.

The scope is wide and includes the lifecycle of products
manufacturing processes, redaction of documents, facilities, GMP,
Import/export issues, antimicrobials, biostatistics, preparations for

scientific advice meetings, Pharmacovigilance, and HTA/Payers
interactions




Current EU-IN Activities — Management -

EUROPEAN MEDICINES AGENCY

Methodology for fast response to
queries raised by members within
the network

Continue sharing and

promote best practices

across the Innovation
Offices

Review impact of
Innovation offices on
products development

Revise format and pilot
process for planning and
reporting on activities




Current EU-IN Activities — Knowledge )

EUROPEAN MEDICINES AGENCY

e Develop methodology to share as appropriate
information and data on Innovative products
identified within the Agency, the network and
with the EMA Scientific Committees

— Consolidate criteria in the NCAs to consider
products and/or developments as ‘innovative’ for
the purpose of discussing and bring forward case-
studies.

— Discuss innovative products identified at EMA and
at national Innovation offices level as case-
studies to promote harmonisation, consistency
and resolution of regulatory bottlenecks.

— Flag priority innovation areas (therapeutic
areas, technologies, other) where there is a need
for the EMRN to develop new tools.




Current EU-IN Activities — Knowledge ®

EUROPEAN MEDICINES AGENCY

Flag to the Network Training
Centre identified emerging
topics from innovative
medicines which require
training action to increase
capacity and capability
of the EMRN.

Keep the EU-IN updated on the

progress of the H2020 CSA for

Regulatory Science training of
Innovators in Academia.




Current EU-IN Activities — Communication -

EUROPEAN MEDICINES AGENCY

Strengthen the interaction
with academia, hospitals
and groups that could
benefit most of the
iInnovation offices

regulatory support |

Enhance visibility of the EU-
IN via appropriate
communication tools




Deliverables 2018 &

EUROPEAN MEDICINES AGENCY

e Pilot tracking the companies’ journey in the national and EU regulatory
pathway

e Finalise a core EU-IN horizon scanning methodology

2

eList emerging challenges from selected innovative products discussed
3 eldentify regulatory science topics which require NTC training coordination

e Map the areas of current mayor interest across the EU-IN to facilitate
4 communication




Deliverables 2018

EUROPEAN MEDICINES AGENCY

e Increase public dissemination of information and deliverables of the EU-IN and of
the Innovation Offices activities

e Meetings: Web-sharing meetings in 2018 of plenary EU-IN (Jan, March, May, July,
September) and drafting groups; a plenary Face-to-face meeting will take place
6 once a year Q4.

eMaintain the EU-IN updated on the progress of the H2020 CSA for Regulatory
Science training of Innovators Academic centres



EUROPEAN MEDICINES AGENCY

Thank you for your attention

Further information

Heads of Medicines Agencies www.hma.eu

European Medicines Agency www.ema.europa.eu

http://www.ema.europa.eu/ema/index.jsp?curl=pages/requlation/general/gene

ral_content 001768.jsp&mid=WC0b0l1lac0580bl18a3a



http://www.hma.eu/
http://www.ema.europa.eu/
http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_001768.jsp&mid=WC0b01ac0580b18a3a
http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_001768.jsp&mid=WC0b01ac0580b18a3a
http://www.ema.europa.eu/ema/index.jsp?curl=pages/regulation/general/general_content_001768.jsp&mid=WC0b01ac0580b18a3a
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Innovation landscape: what we see L

EUROPEAN MEDICINES AGENCY

= New development paradigms are
progressing with unprecedented speed

REC lobe

NUC lobe

= Complex and challenging products to
develop, manufacture, evaluate and make
available to patients

| CRISPR-Cas9 genome editing

1 The EMA Regulatory Science Observatory and Horizon Scanning




Opportunistic Innovation Landscape

= Medical research and technological innovation
are both advancing at an exponential pace,
rapidly integrating each other

= Research and technology meet when there is a
market opportunity, sometimes at unexpected
moments and places

= This often brings radical systemic
changes

2 The EMA Regulatory Science Observatory and Horizon Scanning
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Emerging business models

= Innovative industry is Sa
increasingly transforming g & «,» QL
itself into a service e - )

provider
= Industry needs also to
train specialised medical

staff for delivering 78 7@ e, 78
innovative therapies to ;
patients

—
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3 The EMA Regulatory Science Observatory and Horizon Scanning




Emerging business models: HTAs and payers -

EUROPEAN MEDICINES AGENCY

-

i

= Highly innovative, potentially curative
medicines require re-definition of value

] . ) ) il .-.:I .—]
= Emerging business models are driving e ©) - o Sa SaF SaF
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4 The EMA Regulatory Science Observatory and Horizon Scanning



Why we need a new approach to innovation )

EUROPEAN MEDICINES AGENCY

= New competences for the regulatory and public
health systems, both for the evaluation and for the Ty
delivery to patients

g [l PN e | 4= ba
= To build expertise to evaluate increasingly HZJ i 1: callill
complex products, Regulators need to reach out Better Healthcare for Europe
to many stakeholders and interact with new | __ Vo)
players outside the health arena ;. @7
= Shift from treatment to potentially curative :j
medicines require new approaches to value -
assessment, payment and financing !:' -

= Constraints driving strategic allocation of resources

5 The EMA Regulatory Science Observatory and Horizon Scanning



New role for regulators

b




&

EUROPEAN MEDICINES AGENCY

“Regulators need to take \
" anew role at the crossroads
between science and national
healthcare systems:
in order to promote public health in the
current environment, they can no

longer be just a gateway between those
two worlds; they need to become a
catalyst, an enabler for science to be
translated into patient-centred
healthcare and fit in the reality of
healthcare systems.”




Regulators as enablers between science and healthcare systems )

EUROPEAN MEDICINES AGENCY

)

= .\
&)

Identifying the
main gaps

Connecting vat
stakeholders toge
in order to bridge gaps




EMA Regulatory Science Observatory: a collaborative approach )

EUROPEAN MEDICINES AGENCY

9 The EMA Regulatory Science Observatory and Horizon Scanning




Informing the Regulatory Science Strategy O

EUROPEAN MEDICINES AGENCY

®
® ® °
Health trends \
Scientific EU bodies Investors
International literature collaboration | 4
liaison
o
Horizon Scanning
Outreach Detection Committees
activities trends in science, Expert groups
technology, and
o regulatory science ¢ o
tools
Draft legislation Meetings
Guidelines \ Products: Media reports Conferences

.. [
datasets mining .
\ .
10 The EMA Regulatory Science Observatory and Horizon Scanning




Identifying the main gaps: EMA baseline report )

Therapeutic area diseases

Oncology/CNS neurodegenerative diseases Diabetes/
Obesity/ HIV/ Vaccines/ Immunotherapies

Gene therapy and regenerative medicine

Gene therapy/ cells and tissues based products

New materials

Personalised medicines

Personalised medicine/ Biomarkers

Methods, technologies and other trends

Nanotechnology/ New Omics (e.g. microbiomics)
Taxonomy of the disease/ Digital health and wearable
technology/ Novel manufacturing and 3D printing

Special populations
Pregnancy/ Paediatric/ Geriatric/ Health threats (science)
Anti-microbial resistance

11 The EMA Regulatory Science Observatory and Horizon Scanning
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Trends in science and technology Trends in Regulatory Science tools

Access pathways

PRIME/ Adaptive pathways/ Biosimilars
HTAs’ and Payers’ collaborative activities
Synergies with HTA/payers activities
Non-clinical methodology

Novel non-clinical models

Clinical methodology

Modelling and simulation/ Extrapolation
Patient reported outcomes (PROs)/ New endpoints
Bayesian methods

Risk/benefit evaluation
Risk benefit project
Big data and e-health

Big data/ Real world evidence
E-health/ EU strategy and regulatory tools



EMA Horizon Scanning: specifications

EUROPEAN MEDICINES AGENCY

Objective: This enables the Agency to build the
capacity, capability and collaboration it needs to
leverage potential opportunities and address
threats. By informing decision making, it
influences policy-making in science and health.
Clarifying the system in which the Agency operates
it guides its evolution to improve access to
innovative medicines in Europe

Working definition: Horizon
scanning is a systematic
examination of information to

detect early signs of important
and potentially disruptive

developments impacting on Stakeholders: EMA executive bodies, EU
public health. institutions, Network, Non-EU Regulators,

developers, Academia, HCPs

Time to Horizon: Systematic: 3-10 years before
MAA; Periodically: 3-20 years before MAA

12 The EMA Regulatory Science Observatory and Horizon Scanning



EMA Horizon Scanning: Process O

EUROPEAN MEDICINES AGENCY

Detection

Impact estimation

_ & .
|8
. First Preliminary w odl O » > ‘ )))
Identification assessment

Filtration and Second

Filtration - . Peer . _ .
Assessment Prioritisation e Dissemination
@ Update

13 The EMA Regulatory Science Observatory and Horizon Scanning




Engaging with partners and stakeholders &

EUROPEAN MEDICINES AGENCY

Leveraging collaboration at EU and
international level with partners

Stakeholder engagement to avoid self-
referential outcomes

Identification of hotspots in the current
regulatory science discussions

The EMA Regulatory Science Observatory and Horizon Scanning

Patients
representatives

Healthcare
professionals

Academia
Reg science

National
Competent

EU bodies
and
agencies

Research EMA RSO
funding matrix

European International

regulators

Research

Infrastructures General public

Academia
R&D (legal, ethical

policy)




How are we impacting on science \J

EUROPEAN MEDICINES AGENCY

Yesterday

PK-PD dose Clinical trials Disease modelling
finding/extrapolation Modelling (in-silico)

15 The EMA Regulatory Science Observatory and Horizon Scanning



How we can impact on science \J

EUROPEAN MEDICINES AGENCY

Yesterday

Stratification Integrated Omics Development of
Biomarkers Validation of biomarker-driven
surrogate Personalised
endpoints Medicines

16 The EMA Regulatory Science Observatory and Horizon Scanning



Proposed Projects and Outcomes

Project 1: * Analysis of existing methodologies and approaches

Analysis of global best practices in horizon
scanning methodologies * Identification of best practices

* |dentification of product and technologies, where regulatory science
approaches are required or could be of benefit

» Leveraging from ICMRA leadership to engage with policy/key decision
makers

* |dentification of future expertise requirements and potential opportunities
for collaboration and capacity building to support innovation

» Analysis of barriers to early access approaches

 Detail how barriers can be overcome using regulatory science
initiatives

 Leveraging from ICMRA leadership to engage with policy/key decision
makers




215t century model healthcare — data-driven, patient—centredi_i?

EUROPEAN MEDICINES AGENCY

Omics | Life Style Data




215t century model regulator?

ES AGENCY




@

EUROPEAN ME INES AGENCY

Questions

20 The EMA Regulatory Science Observatory and Horizon Scanning
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