(7

N~
EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

Horizon Scanning for pharmaceuticals

EMA - Payer Community meeting, 19 September 2017

Presented by Michael Berntgen
Head of Product Development Scientific Support Department An ageney of the European Union L1’




EUROPEAN MEDICINES AGENCY

The foundation: what do we mean?

Elements that drive the approach to horizon
scanning:

« Objectives / desired impact

« Scope of technologies / interventions

« Observation period

« Data sources and detection methodology
 Triage

« Reporting mechanisms

“Horizon scanning” means different things to different people.
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Understanding the payers’ needs

Using the KCE report* as (exemplifying) basis:

« Focus on pharmaceuticals (4 listings)

— mostly in later development and during the regulatory
approval process plus some specific early
development (e.g. orphan designations)

— considering the impact on health care system, i.e.
financial, clinical or organisational impact

* Need for voluntary information from companies (e.qg.
face-to-face pipeline meetings)

* Horizon scanning for pharmaceuticals: proposal for the BeNeLuxA collaboration

2 Horizon Scanning for pharmaceuticals 19 September 2017



https://kce.fgov.be/en/horizon-scanning-for-pharmaceuticals-proposal-for-the-beneluxa-collaboration
https://kce.fgov.be/en/horizon-scanning-for-pharmaceuticals-proposal-for-the-beneluxa-collaboration
https://kce.fgov.be/en/horizon-scanning-for-pharmaceuticals-proposal-for-the-beneluxa-collaboration
https://kce.fgov.be/en/horizon-scanning-for-pharmaceuticals-proposal-for-the-beneluxa-collaboration

Information that can be used as source data (1/2)

During the regulatory review of the
marketing authorisation application:

« Monthly listings of "Medicines under
evaluation”

« Progress updates through milestones
in published CHMP agendas/minutes
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Applications for new human medicines under evaluation
by the Committee for Medicinal Products for Human Use

September 2017

This document lists Informiation on applications
mesdicines that the Eurnpean Medicines Agency
o proprietary names (THN) and teerapeutic 2
by the Commities for Madicinal Froducts for Hu
It Includes the THK {2tk mokety only, with no
Eherapeuthc &,

This list only Includes Informatkon for miedicines
Feport was compled. The Infomation in this re

Information on designabed orphan medicines ith
alse avallable In the monthily reports of the Cor

Informiation In bodd corresponds o new entries

Entries are removed from this Bst once the me
thie CHHF or whan the applcant has withdraswn
these opiniors and withdrawn applicatlons on 1

Informastion o CHMP aplnions & also publishad

International non-propristary name
(salt, ester, derivative, ete.) / Common
Hame

Ahalopantke
Abemadcib
Andexanet alfa
Benrallzumab
Betrivaban
Bictegravir / emaricitabing / tenofavin
alafenamide {fumarate)
Bindmetinib

Botulinum toudn type: A
Brexpiprazok

Biigatini

Cickaporin

D+ blotin

Cengue waccing (e,
atteniated)

Dolubegrawdr (sodium] frilphirine
(hydrochilonde)

Emiclrumab *
Enchamilfand {chrate)
Encorafenib

Erawacycling

Therapeutic area "

Calchum homeostasis

Antinecplastic medicines

Other therapeutlc medicines

Masdicines for SbStiucthed Sirway disaases
Antithrombotic medicines

Artivirals for systemic use

Antineoplastic medicines

Muscle relaxants

Peychalestics

Antineoplastic medicines
Ophthalmalogkals

Vitamins

vaccines

Antivirak for systemic use
Antihemarrhagics

See MDATRONES 3Nd Mt 3o of the genkal system
Antineoplastic medicines.

Antibacterials for SYSUEMic use
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Making it real: examples of available information

Case 1: accelerated assessment agreed Case 2: evaluation milestone achieved

Brexpiprazole Psycholeptics

Brigatinib Antineoplastic medicines

Ciclosporin ophthalmologicals

D-biotin

Dengue tetravalent vaccine (live,
attenuated)

Dolutegravir (sodium) /rilpivirine
(hydrochloride)

Emicizumab * Antihemorrhagics

/ Enclomifene (citrate) Sex hormones and modula

- brigatinib - EMEA/H/C/004248

of the genital system

Emicizumab - Orphan - H0004406

Roche Registration Limited; indicated for routine prophylaxis to prevent bleeding or reduce treatment of anaplastic lymphoma kinase (ALK)-positive non-small cell lung cancer (NSCLC)

the frequency of bleeding episodes in patients with haemophilia A (congenital factor VIII Scope: Day 120 list of questions

deficiency) with factor VIII inhibitors, can be used in all age groups. )
Action: For adoption

Scope: Briefing note and Rapporteurs’ recommendation on the request for accelerated . . . . o o
The Committee discussed the issues identified in this application.

assessment
The Committee adopted the CHMP recommendation and scientific discussion together with

Action: For adoption the list of questions.

The CHMP agreed to the request for accelerated assessment and adopted the briefing note
and Rapporteurs’ recommendation on the Request for Accelerated Assessment.

Minutes of the CHMP meeting in June 2017

Minutes of the CHMP meeting in May 2017
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Information that can be used as source data (2/2)

During the development phase:

« Products that received an orphan
designation, including details of the
condition and high-level information
about the development stage

« Products with confirmed eligibility for
the PRIority MEdicines scheme
(PRIME)
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Amatuximab for the treatment of malignant mesothelioma

On 16 January 2014, orphan designation {EU/3/13/1222) was granted by the European Commission to
Eisai Europe Limited, United Kingdom, for amatuximab for the t of mali i

What is li

ary of opinion on orphan designation

t mesotheli ?

Malignant mesothelioma is @ cancer that affects the mesathelial cells (found on the inner linings of the

organs), mainly in the
bd | cavity). It i

pleura (the lining of the lungs) and in the peritoneum (the lining of the
thal

uzuzlly cauzed b 10 of the pleurs cayse

difficulty breathing an
fluid in the abdomen)

Malignant mesothelior|
breathing problems arf
average, after diagnod

What is the estii|

At the time of designal
European Unien (EU).
for erphan designatios
sponsor and the know|

What treatmentd

At the time of designal
chemotherapy (medic|
was too advanced for
specifically authorised

List of products granted eligibility to PRIME

This document includes information on products that have been granted eligibility to PRIME and that are active in the scheme.
PRIME is a development support scheme for medicines addressing an unmet medical need. Further information on the criteria for
eligibility and features of the scheme are available on the EMA website.

Products are removed from this list when a marketing authorisation application is submitted or if a product is withdrawn from the
scheme if emerging data show that the eligibility criteria are no longer met.

Date of
granting
PRIME

el ili
22/06/2017

Type of data
supporting

- - reguest
Treatment of Sickle Nonclinical +

Cell Disease Clinical exploratory

Substance

type
-]
2-hydroxy-6-((2-(1- |Chemical
isopropyl-1H-pyrazol-
S-yl)pyridin-3-yl)
methoxy)benzaldehy

Therapeutic
area

Therapeutic Type of

applical

Haematology - Other

Hemostaseology

de (GBT440)
A4250 Chemical Gastroenterology- Treatment of Nonclinical + SME 13/10/2016
Hepatology Progressive Familial | Tolerability first in
Intrahepatic man
Cholestasis
Adeno-associated Adwvanced Haematology - Treatment of Nonclinical + Other 23/02/2017
wiral vector therapy Hemostaseology  haemophilia B Clinical exploratory

containing factor IX
gene variant (PF-
06838435/5PK-9001)
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EMA experience with business pipeline meetings

Development of a framework in which companies
voluntarily provide information on their pipeline

— Meeting frequency depending on needs

— Confidential provision of information
Pipeline ) o
updates (commercially sensitive)

BP meetings — “e-updates” to provide additional data

— Instrumental in contributing to preparedness
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EMA’s aims with business analysis and forecasting

To support for “the near future”

- operational workload Y Streaming
- expertise needed operations
based on type of applications, therapeutic
. e ] . |
areas, medmmal p.ro.ducts, indications etc. n;?:iagrrek he aring & Work
(not: prices / medicines budget) submissions e
To facilitate development activities by
identifying ‘road blocks’, signpost companies Tmentdl | Horizon scanning

analyses

to interaction opportunities and support
reviews of trends (environmental analysis)
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Additional observations

« “Horizon scanning” has been identified as an area
for collaboration between regulators and HTAs

— The EMA/EUnetHTA work plan has a
dedicated item

— The Synergy group from the HTA Network is
formulating an action plan
« Opportunity to link up activities on European level,
capitalising from synergies in data needs whilst
recognising differences in objectives (due to
different mandates)
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To start the debate: where to go from here?

Part of the data needs identified by payers can be addressed already:

— Jointly explore how to optimise the reporting of available data
— Payers to perform product selection based on their needs
« Benefit from experience with setting up a business pipeline monitoring :

— Exchange on learnings from development and conduct of company meetings
— Possibility to reach out to industry to see readiness to engage

« Opportunity to see how data held by different actors can be mutually beneficial

« Importance to avoid duplication of efforts hence proposal to link up with other
activities from payers and from HTAs on European level
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