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What is the iIssue?



Technology development decisions
R&D investments increasingly challenged

R&D expenditures
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R&D efficiency and effectiveness
The two dimensions of R&D success

inputs|———— [Oufuts] ———— [Outcomes

Value per launch

Cost per launch

R&D efficiency ‘ R&D effectiveness

Adopted from Paul et al., Drug Disc 2010

requires constructive and requires that patients and clinicians
efficient interaction understand the value of a therapy
with regulatory authorities as well as successful pricing,

throughout development process reimbursement, and funding
negotiations




What can be done?



Regulators have started to position themselves
EMA and the “dynamic” aspect of its role

against the consequences of untreated
disease

This role translates into a mandate to

support the development of beneficial
drugs

Hans-Georg Eichler, Edinburgh 2009



HTA agencies, payers and early advice
Isolated pilots or phase | of constructive engagement?
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Who we are

What we do

BScientific advice consultancy service

How we work

MICE wehsite
development

MICE offers product-specific scentific advice to pharmaceutical companies and device manufacturers about
products they have in development that may be referred for a technology appraisal,

Johs
Tenders
Scientific advice

Quality and Outcomes
Framework

Quality standards

MNICE International

Based on a briefing book, written questions submitted by the company and a face-to-face meeting, NICE will
provide an advice report, There is a fee for this service.

Advice given by NICE will he in response to the written questions asked and documentation submitted and
cannot account for future changes and developments in scientific knowledge or appraisal requirements,

I Why seek advice?

MICE's techhology appraisal processes reguire certain types of evidence about the product being appraised. &
company may wish to seek advice from MNICE to ensure that their clinical- and cost-effectiveness studies can
produce evidence that is relevant for a MICE technology appraisal.

More information about MICE's technology appraisal methods,

I When can advice be sought?

A useful tirme for requesting scientific advice could be during phase II studies before the planning of phase 111
studies, The earlier in the development process the less specific the advice can be, and the later in the
process the less likely it is that companies will be able to make changes to the design of clinical trials.

I What advice can be requested?

Scientific advice can be given on many issues connected with the development of evidence for post-regulatory



Multi-stakeholder consultations
Isolated pilots or phase | of constructive engagement?

Voluntary parallel scientific advice with NICE and the MHF

Roche)

Federal Register /Vol. 75, Mo. 180/ Friday, September 17, 2010/ Motices 57045

http:ifwww.ode gowniosh/docs/2010.
167/

Background: The NIOSH Alert:
Preventing Dccupatioma] Exposures io
ﬁmﬁnoopjuti.c and Orther Hazardous
D:u.fn in Health Care Settings was
P blished in Soptmbm’ Z004 [hrrln.-.-'}"
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received FDUA approval an
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spedial warnings [usually black bax
warmings) based on reported adverse

DEPARTMENT OF HEALTH AND
HUMAN SERVICES

Centers for Madicare and Medicaid
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Food and Drug Administration

Parallel Review of Medical Products

BGEMCIES: Centers tor Medicars and
Medicaid Servicss; Food and Dirug,
Administration, HHS.

ACTION: Motice: request for comments.,
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Tamara Syr=k Jensen, Canters for
Medicars and Madicaid Servdces,
7500 Security Elvd., Balimors, MDY
21244, e-mail:
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For device sponsors interested in
requesting voluntary parallel
review: Markham C. Luke, Canter
for Devices and Fadiclogical
Health. Food and Drug,
Administration, 10903 Hew
Hampshire &ve., Silver § ring, D
20993-0002, 301-THE-E550, e-mail:
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P& have received inquiries from the pharmaceutical

h the passibility of arranging joint scientific advice

light of these inguiries, a pilot project of joint meetings
sentatives from both authorities will be conducted
September 1st 2009 to June 30th 2010,

16 February 2010
EMASE451,2010
jona F-204-05-4/1
Press affice

ng joint scientific advice is ta fulfil the Government's
ll agencies to contribute to a rational and cost-effective

Designing More Informative Clinical Trials }
. . tical products as well as meeting inquiries from the
for New Indications of Oncology Drugs | H—.

Meeting Summary

ocedure is in principal the same as for regular
eetings at the MP&, The application form at the MPA
fic advice meetings has been updated with a section
fticipation of the TLW in the meeting.

Press releasea

November 12, 2009
ns directed to the MPA and the TLY respectively
in the application and it is of importance that it is
h questions are directed to which authority.

8:00 a.m.—4:00 p.m. EST

European Medicines Agency and EUnetHTA Joint Act
B . orld Trade Center Baltimore scientific advice rmeeting should be submitted via e-
start collaboration on European Public Assessment R o Tado GomrBattmer® faevar

Maryland Room, 21st Floor
(EPAR) contribution to relative effectiveness assessi

ground documentation should be submitted to the MPA
bee weeks shead of the planned mesting.

WWW.CTtpRet.org

| be held at the premises of the MP& and will usually be
—— utes long. Representatives from both the MPA and the
TLY will be present,




Good Iintentions exist - but action Is needed
Subject layers of interest

Product-
specific
Scientific
Advice

Indication-
specific Guidance

Political, Conceptual and Methological
Foundation




“Reasonable” evidentiary and analytical standards
What does it need?

1. A shared interest of all stakeholders to establish “reasonable” standards i.e.
to balance relevance, validity, feasibility, and timeliness

2. Sustainable platform(s) and resources to promote inclusive involvement of
stakeholders (manufacturers, patients/providers/regulators and payers) and
(other) experts

3. Transparency about the value of demanding additional evidence, the
associated burden in terms of patient access delays as well as the longer
term “dynamic” implications for the innovation process

4. Recognition of the global scope of technology development

But that's easier said than done...

10



Participation, governance, processes and funding
Some first thoughts

1. Broadest inclusion of decision makers (technology
developer, patients, provider, regulators, HTA agency, and

payers)
2. Build trust and understanding

3. Recognize self-interest as the primary motive for
constructive participation

4. Recognize competition as the major source of better ideas

5. Recognize opportunities to collaborate whenever these
emerge

11



We Innovate Healthcare



Participation, governance, processes and funding
Some first thoughts

1.

Broadest of decision makers (technology developer, patients,
provider, regulators, HTA agency, and payers)

Build trust and understanding

— Participants need a clear understanding of each others roles and
responsibilities, how they share interests and how they are different.

Recognize self-interest as the primary motive for constructive
participation

— All participants will be inevitably ,self-interested”, often labeled as
,2biased”. But there are more efficient ways to handle this than
discrimination or exclusion.

Recognize competition as a major source of better ideas

— This endeavour does not need a monopolistic position that cannot be
contested by those with even smarter ideas. 13



