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MAPPs and Early Dialogue with Payers:
An Urgent Need for Patients

Some key principles from our point of view:

« Patients are demanding faster access to new medicines = The
MAPPs concept reflects the need for a more flexible, adaptive
approach to the medicines development pathway.

* In today’s system, either for MA or reimbursement, a "yes/no"
decision often happens after as much as 10 years of research and
studies.

* For us, MAPPs must open new pathways for medicines to reach
patients at a much earlier stage than today — typically with an
early authorisation for a well-defined and targeted population,
coupled with adaptive clinical trial design, patient-centric benefit/risk
assessments and continuous re-evaluation as new evidence
becomes available throughout the entire life cycle of a medicine.
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Early Dialogue with Payers: Not a new idea...

« Back in 2008 already, the notion of early dialogue
was at the core of the recommendations of the
High Level Pharmaceutical Forum:

« National authorities and companies should also consider ways of
having early dialogue during product development to improve the
generation of appropriate data as far as possible. » (Recommendation #6)
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« Member State authorities, stakeholders and the Commission should
strengthen their efforts to ensure access to orphan medicines in all EU
Member States.

They are therefore called upon to take up the appropriate ideas developed

in the Working Group Pricing regarding 1) early dialogue on research and
development, 2) exchange of knowledge on the scientific assessment of the
clinical added value, 3) specific pricing & reimbursement mechanisms and
4) increased awareness on orphan diseases. » (Recommendation #7) e T
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The Pharmaceutical Forum was composed of the European Commission. the 27 Member States. three
representatives from the European Parliament nominated in their personal capacities. EFTA representatives
and key stakeholders from the public and private sectors

- European Patients Forum - EPF

- Standing Committee of European Doctors - CPME

- Phar utical Group of the European Union - PGEU

- Asso on Internationale de la Mutualité - AIM

- European Social Insurance Platform - ESIP

- European Federation of Pharmaceutical Industries & Associations - EFPIA
- European Generic medicines Association - EGA

- European Self-Medication Industry - AESGP

- European Association for Bioindustries - EuropaBio

- European Association of Full-Line Wholesalers - GIRP

A number of other stakeholders were also invited as observers for certain specific discussions.

The secretariat of the Pharmaceutical Forum was provided by the European Commission’s services in
Directorates General Enterprise & Industry and Health & Consumers.
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Early Dialogue with Payers: Not a new idea.

 |dea taken up again and further explored in the « Process on Corporate
Social Responsibility in the Field of Pharmaceuticals » (2010-2013)

IP110/1170

Brussels, 24 September 2010

An innovative pharmaceutical industry which meets
the needs of society

On the occasion of the Belgian Presidency’s ministerial conference on
innovation and solidarity in the field of pharmaceuticals held today,

Working &

Outcome: A set of recommendations

orportesodsl RE for voluntary payer-led proposals
Proceslsn::er-ie\d°“’h m?dnes“ Eu":‘);\'lihan|\l‘e""°.'“a\ f t at ” t fth
oo s oM or engagement at all stages of the
oup on Me¢ ‘s::,u ts | :

process, cross-border, on a

1
Py " 4 . o ONS
Commission Vice-President Antonio Tajani announced the launch of a ‘ i RECQMMENDA“ oy inthe Field :« A i o L
process on corporate responsibility in the pharmaceutical industry. A g CLUSIONS orate R«-s\w“"‘ med t t f
distinction is made between three platforms - (1) ethics and transparency = | KEY CON .\m he m.,msu ;n‘:.“nm for a bet CO n I n u u I I l y u S I n eX I S I n S eC I I C
access to medicines in Africa and (3) access to medicin=="*"" 3 | an Commissio? \aun; reguiatory e
will ine the major of acre~~ " 2010 the EUOPE" L athers i .E\\vl)\’“m b t I & f O M P
. . . . o of the coof
Africa in the light of the issu=- cdicines \\\&v‘?“;":' 16t focusing © ol gau‘““”“m" per States: count \;;U“\ op the concept 0:.;» gtk OO S p rocesses 0 r S
opportunities for innovative i 5?\:'(«'\(""'" access 0™ vh\n“‘«:\ wing their marke - y et sl ‘Em\px “ . petween \D\r: orphan
European level, issues of ethi “*\\b“"r':"f, pe anes epccess to M munt:,.:m to \)J \\(I\‘«“P‘;‘"E ot up of \)"’%“” yinical M‘“‘ :p\)lf‘st\\ml this
addressed. ponsitaity 0 € 1 e it P mmm weere pased O assessmen s fOF
s an o oL pRODUCTSL  under e relevant st “'\’,‘;"\ “\gd\(ma\ m°‘:“1‘, nechanism (¢ e s potenidl M o
— e policies ol d on 3 e > jec!
Antonio Tajani, Vice-President ¢ 70 ORP! 3 e ,,,,,,.”«r,m-r" mna‘“‘ a((esi : et author s, “e project were Z’K 2 plot proj g U""““':ﬁt
entrepreneurship, said "l aftach gn nC ovoting Pricind qoups Of O h P itialidea ¥ u presidency “m WY~
i HANISM on on In" = @ j product pasis. T pelgian € edicing ~\ it stake
the field of pharmaceuticals it is all AMEC ol for (mml ,,“n 5 medicina! P ative ,voluntary nitiative of the es 100 m‘hw L ‘u Dmu releva e
ta be in line with the general intere, 52 e Mem perstatel  ona colad bor3f was cimulated \wﬁ::‘\ % m\\\rl:]"" :l epresentative 55 10 0PN
a commercial market. | think that e competence ;,: il p.\nnvm g this Al wh ““E\l‘mpg 2 mm‘\“ u‘hlmsdl\uh s
European level in this sector so tha the exclUSt® Ty ¢ same un nes for thei B ollow “ 3 solidarity I* erts, V“‘"‘ ed " ¢ i
i by sm s foster 10O 71 able medic alneed 3 states, exP so-calle 3.3. Step 3: Early dialogue
the needs of society.” on® g these er ading indiP & numbe \ mber 512 lipate 0
| pecision jert lenges W! volunteere? oup 0s5als
In the light of the contribution that thi,  guropean V1 m0"h:‘fg iz sl‘“‘ et  of patients 3 :’:M, nn\dt"“v‘;dl ) Wo mns‘)‘ yas to develo? \);;)v\)ba5'>- ) ) »
important to ensure that strategies al '"1?0‘:3' dens it wher en limi ea‘:ua':‘, o e and e dcrd of the M \Nmk\n!. Gro fuww‘“ on volunt: The existing EU regulatory framework for review and approval of OMP foresees many opportunities for early
an e ent . ) - . )
stakeholders are prepared o take re. come even MO KL of these P20 The puIpOEe B L ion, 3s wel & and on-going dialogue between stakeholders on a voluntary and non-binding basis. This starts as early as at the
exchange between the national authol Al of the \ssuﬁ \“ ‘meet xh o harmaceutt al i "; guropean ¢ ollabor from discussion 3 > N ) | ) ) ? .
civil society stakeholders possile L e o Orphan O - orS‘“‘“m(“St::e W amber o POt in 40P soratve 09K (L prancg time of orphan designation. This orphan designation can occur at any time in the development of a medicinal
ith Rare states, PRUST Tho join for coordinate ts the €0 elgiur, ES1OT 1 ed by the EV* duct, on th 4 t | f of t with medical plausibilit
The phamaceutical industry makes a.  * (sion, Memoer SEE Conce ission 10 3 knowiedz® repre Austria, BE resented ..l product, on the sponsors’ request, as early as proof of concept with medical plausibility.
N g the i Com! an aper ors from PF rep! p Europ*
employment in Europe. The Europeal e europ® \C;, have m::: States ’"dn‘:;mnw { informatio il “‘;‘:‘Eu by ¥ ‘\‘“““U,n patient Fu!\\“‘,‘:-\n tors { Ph:aa\m'\ of
in this field, employing more than 6 other m“" en InBtel e e " i the fied ot phw'\':m““’"“ wga, P2 h\‘\‘\:;*;‘“ mittes (\[\:ffp‘.\w Furoped - .:pni“ - The recommendations for the Clinical Added Value of Orphan Medicinal Products Information Flow (CAVOMP-
value of some € 190 billion therefor® @ d assessme cesponsiDIY 1% L iqvites the x(cr\"\“’ 1), Stand Mun ali stries (€Y h supt
RORDI indu <ion, wit . 12 . .
The process wil be diided into i © skt e process O P pigan "';d:‘“ Jembers e F fon tnternaton2 Lt " L:opeav\kommvs ion, IF, previously known as CAvOD)", adopted by the EU Committee of Experts on Rare Diseases (EUCERD) de-
otk © in Eur y invits access Eurof <\ the o v . . . R . . .
N 1 framewo A meS‘ ere! ted FRIA) p g), AN Ltions OF _ _
transparency, (2)access to medicines i \\‘":yr'ﬂon S ns“m:‘:,‘ o Be P gs\de :p vide \mmi‘*‘:" i Enveprene’ ‘ o recommendati™l scribes — in Time-Point 1 — the basis on how such early dialogue / interactions could be articulated in the fu-
Europe ake the ne 188 ;c\\abo\'i:o i the exsting ¢6° o latform ¥ ;‘" reflects the concusio! N ture.
. ative W3 Ao ydy, i = 3 ol
1. The objective of the platform on ethi¢ 0"“ “‘on ould be conduc Jolunteer l e PUTPISE" v"\ e ::::‘M an w‘: “‘\:\‘gap& ; ofts ﬂ‘“e\““)rgd
i sgned 10 g the ¥@ teand g ghoritie edicind - . . .
P g:mmanlﬂ”fi?d Slsltafbmh 2 o ;k gaigan Presdeny :'F\D( vrmﬂ‘:\“s % e ““" "i o they 39PN 10 P and reimburse™ "‘\[::m‘ of an “ B The highest added value would be achieved by having the opportunity for coordinated input from both regula-
e goal of the platform on access toa  The engage ! and \ooking 3t cing 2 the ind . s . . .
comr?buum mapde by European col portP™ 'n:f;; w "m;:.:es andinparticets” ol :\'ﬂ, evatuation ot ¢ tors and HTA agencies at the same time. This “coordinated parallel” scientific advice will allow the sponsor to
n s mber anisa’ . P
allenges with which they are faced. “,.‘ab \a not e experie - .
chall ith which thy faced. |y T een 4 et e i | fine-tune the relevancy of a programme for the clinical development phase
\éviH 20‘ ?up\ica%e trle vxlmrk a_lre?dy entities. i oluntary D35 :‘: proct 0 m:s‘w sdoption bY 1€ o sting oc RV
epartments or international organisation e proje ect conc! ut prejud EMO, P .
partiogy (vawesculs\ ";f:.m\‘::\ d 10 ""‘"‘”'{, ‘,onmom,ed -  document’s ion dodueferenss =MEN These early dialogue initiatives are an opportunity to develop needed flexible value assessment approaches for
yns/inftiat? L mit ihe prese! esACTIO0: . . . . . . . .
o ember "‘flﬁﬂf; sions shov! . 1 new emerging rare disease treatments that incorporate scientific and technological innovation based upon
Group None o

™ -
2oV S

e

unmet medical need and patient outcomes. This value could be enhanced by having such input from different
EU Member States’” competent authorities in the same forum. Ideally, payers’ representatives might also be
invited to sit at the same table, to be aware of the information en a research project as early as possible, on an
informal basis and where this is possible within national healthcare systems. 1t is understood that this might not
be possible in all Member States, but as the process is voluntary, it should not impact those countries where
such an engagement is indeed possible. This also needs to be considered in the existing legal framework that
separates the role of the Centralised Procedure / EMA in assessing quality, safety and efficacy from evaluating

“economic and other considerations”.”® Nevertheless, the value of facilitating such early information exchanges

will be high, even if it is necessarily on an informal basis.




Early Dialogue with Payers: Not a new idea...

« Another tool delivered by MoCA: the European Transparent Value Framework

Basis for structured discussion between all stakeholders around the value of an individual OMP —
similar language?

Taking into account unmet need, degree of net benefit, response rates, degree of certainty, etc
Post-Pilot: number of patients, burden of disease
Where possible: Rarity — increased complexity at all stages

Create shared understanding for starting national pricing & reimbursement discussions

Criterion Lower Degree Medium Degree High Degree

no alternatives
yes, new medicine yes, but major except best
does not address unmet need still supportive care -
unmet need remains new drug addresses
major unmet need

Available Alternatives/
Unmet Need, including
non-pharmaceutical
treatment options

(Relative) Effectiveness,
Degree of Net Benefit
(Clinical Improvement,
Qol, etc. vs. side effects, incremental major curative
societal impact, etc.)

relative to alternatives,

including no treatment.

Response Rate (based on

best available clinically <30% 30-60% >60%

relevant criteria)
Degree of Certainty promising but not
(Documentation) well-documented

plausible unequivocal
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MoCA: Where are we today?

« Who?
A panel of selected EU Member States’ authorities, patients
(EURORDIS) and industry representatives (EFPIA-EuropaBio
TF on OMPs and RDs)
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MoCA: Where are we today?

 \WWhat?
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MoCA: Where are we today?

= A (typical) example of a current pilot:

- Early dialogue on a targeted gene therapy for a very small population
(~ 10,000 patients in Europe)

- Very complex therapy (80 days min for all treatment steps + 6 months
of active follow-up)

- Almost impossible to set up a Europe-wide network to serve all
Member States => treatment will be limited to a few selected “Centers
of Excellence” across Europe (similarity with ERNS)

- If all European patients are to have access to treatment, huge
implications in terms of:
> enabling genuine cross-border patient mobility,
> obtaining administrative pre-authorisations for treatment,
> securing national payers’ acceptance of need for, + price of, treatment
> etc...
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For discussion

MoCA only one part of the whole picture...

... but a « proof of concept » that shows growing appetite for dialogue
between developers and payers

* Need to integrate that effort and its outcomes in other ongoing
Initiatives:
= In MAPPs — Payers must have a role to play in the development of adaptive

pathways

= In all current debates (STAMP, CAPR...) about access, pricing and sustainability (e.g.
European Reference Pricing, differential pricing, etc)

* How can we better factor these new
iIdeas into national realities?

« Are you aware of our proposal to
set up a « table for price negotiation »?




