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Evaluation criteria

Clarity and pertinence of the objectives

s of the concept, including trans-disciplinary considerations, where relevant

hat proposed work is
g. ground-bre

Excellence

The expected impacts listed in the work programme under the relevant topic

Impact

Implementation
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Source:
definitive draft
(sept. 2017)

Standard scheme of a topic in WP SC1 2018-2019-2020

SCLBHC-01-2019: U

‘Spesific Challcng: of ndividuals
= better
understanding of their causative mechanisms is needed 10 evelop early diagnosi, efficient
prevention and moniforing. and befte treatmeats adapied fo co- and mulfimorbid patients
throughout their lfe course. Purthermare, there are many different efilogical models of
‘comorbid conditions (e.. direct causation model or 2 consequence of treatment). I this
et

Scope: Progosls and vali molecula, gectic

conelative, drug-drug interaction) combining mental and physical disorders through the

integration of basic, pre-cinical aadlor clnieal research . Applicants should prove the

selevance of the idenified mechanisms for €o-morbiddevelopment. Wherepertinent,

der of bi othe techvolois fodidgncsis and moniorifg of comorbid

conditons in patiens is encouraged. A gurposeful exploation of existing data, biobanks,
2 and genc

+
individual anibutes showld be faken o consideration. SME participaion is sirongly
encouraged.

that proposal the EU of berveen
EUR 4 21d.6,million would allow this specifie challenge fo be addessed appropritely
‘Nonetteless tis does not preclude submission a0d selection of proposals requestng otber
amounts.

Expected ipact

« Nerw diections for clinical sesearch to improve prevention. diagnosi. progaosis, therapy
development a8 managemment of co- 1 multimorbidities.
* Whenever relevant ientified biomarkers for more accurate and earier diagnosis,

‘progaosis 2 well as moniforing of patents' condifion.

‘Tupe of Acton: Research and Tanovation acton,

The condirions reluted to this topic are provided af the end of this call and in the General
Amnees
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definitive draft Another example of Impact section in
(sept. 2017) a topic from WP SC1 2018-2019-2020

SC1-BHC-19-2019: Implementation research for maternal and child health

* 'Implementation Research is the scientific study of methods to promote the
systematic uptake of clinical research findings and other evidence-based
practices into routine practice, and hence to improve the quality (effectiveness,
reliability, safety, appropriateness, equity, efficiency) of health care. It includes
the study of influences on healthcare professional and organisational behavior.

+  Expected impact:

— Research-supported solutions to maternal and child health challenges.

— Providing evidence of successful and/or innovative approaches for bridging
the "knowledge-do" gap in improving maternal and child health.

— Better understanding of scaling-up processes with regard to different
contexts and resource requirements.

— Contribution to the achievement of SDGs* 2 on improved nutrition (target
2), Goal 3 on health (targets 1 and 2 on maternal and child health) and Goal
5 on gender equality (targets 1 and 6) and Goal 10 (on reducing inequality
within and between countries).

FERanmn http://www.un.org, 1t/health/

ﬁ% *: Sustainable Development Goals:
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Part B of a research project application

-

\_

~

Excellence (science and technology)

Impact

Quality and Efficiency of the Implementation
Members of the Consortium

s W e

Ethics and Security Issues
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Expected impact on

\

Related to the impact indication in the work
programme

Enabling and improving innovation capacities
(new knowledge, knowledge transfer, evidence
based policy making, policy innovations) EU-
level!!!

Barriers/obstacles/assumptions/risks (at
market/society level, not at project level)

/
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Measures to maximize impact

Dissemination and exploitation of R&D
results

Transfer of R&D results

Sustainability of impact?

Knowledge management strategy (data
management, IPR?, open access!)
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Clarifying definitions

Dissemination is the public disclosure of the results of the project in any
medium. Disclosure may sound passive, like a shop opening up, but it is
an activity, like a shopkeeper attracting customers. It is a process of
promotion and awareness-raising right from the beginning of a project. It
makes research results known to various stakeholder groups (like
research peers, industry and other commercial actors, professional
organisations, policymakers) in a targeted way, to enable them to use the
results in their own work. This process must be planned and organised at
the beginning of each project, usually in a dissemination plan.

Exploitation is the use of the results during and after the project’s
implementation. It can be for commercial purposes but also for
improving policies, and for tackling economic and societal problems.

Communication means taking strategic and targeted measures for
promoting the action itself and its results to a multitude of audiences,
including the media and the public, and possibly engaging in a two-way
exchange. The aim is to reach out to society as a whole and in particular
to some specific audiences while demonstrating how EU funding
contributes to tackling societal challenges.
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Part B — Impact, of a research project application

2. Impact
21 Expected impacts

\ Please be specific, and provide only information that applies to the propasal and its objectives.
werever possible, use quantified indicators and targefs.

« Deseribe how your project will contribute to:

each of the expected impacts mentioned in the work programme, under the relevant
topic:

any substantial impacts not mentioned in the work programme, that would enhance
innovation capasity; create new market opportunities, strengthen competitiveness

h of companics, address issucs related to_ climate change or the
environment, or bring other important benefits for society

« Describe any barriers/obstacles, and any framework conditions (such as regulation.
standards. public acceptance, workforee considerations. financing of follow-up steps.
cooperation of other links in the value chain). that may determine whether and to what
extent the expected impacts will be achieved. (This should not include any risk factors
concerning implementation, as covered in section 3.2.)

-ria-ia-2016-17_en_TEMPLATE

22 Measures to maximise impact
2) Dissemination and exploitation of results
« Provide a draft ‘plan for the dissemination and exploitation of the project's results’
Please note that such a draft plan is an admissibility condition, unless the wor
progsamane tapi explicitly ates that such a plan 3 no g

Show how the proposed measures will help to achieve the expected impact of the
project

Source: h2020-call-pt-

The plan, should be proportionate o the scale of the project, and should contain
‘measures to be implemented both during and after the end of the project. For innovation
actions, in particular, p credible path to deliver tothe
vsno market.
Beteononia mousTIA
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Part B — Impact, of a research project application (l1)

4, Your plan for the dissemination and exploitation of the project's results is key to maximising their
jimpact. This plan should describe, in a concrete and comprehensive manner, the area in which you
expact to make an impact and who are the potential users of your results. Your plan should also
describe how you intend to use the appropriate channels of di and tion with
potential users.

1. Consider the full range of potential users and uses, including research, commercial, investment,
Social, environmental, policy-making, setting standards, skills and educational training where
relevant.

4. Your plan should give due consideration to the possible follow-up of your project, once it is
finished. Is exploitation could require additional investments, wider festing or scaling up. Its
‘exploitation could also require other pre-conditions like regulation to be adapted, or value chains
to adopt the resulss, or the public at large being recepive to your results

o Include a business plan where relevant.

o As relevant, include information on how the participants will manage the research data
generated and/or collected during the project, in particular addressing the following
issues:

-ria-ia-2016-17_en_TEMPLATE

© What types of data will the project generate/collect?
© What standards will be used?

oHow will this data be exploited and/or shared/made accessible for
verification and re-use? If data cannot be made available, explain why.

Source: h2020-call-pt-

o How will this data be curated and preserved?

o How will the costs for data curation and preservation be covered?

BeCCoNGANDUSTRA |, 0
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Part B — Impact, of a research project application (I11)

& As of the Work Programme 2017 actions under Horizon 2020 participate in the ‘Pilot on Open
Research Data in Horizon 2020, except i indicated otherwise. Once the action has started (not at
application stage) those beneficaries which do not opt-out, will need to create a more detailed Data
Management Plan for making their data findable, accessible, interoperable and reusable (FAIR).>

& You will need an appropriate consortium agreement to manage (amongst other things) the
ownership and access to key knowledge (IPR, research data etc.). Where relevant, these will allow
you, collectively and individually, to pursue market opportunities arising from the project’s results

. The appropriate structure of the consortium to support exploitation is addressed in section 3.3.

o Outline the strategy for knowledge management and protection. Include measures to
provide open access (free on-line access. such as the ‘green’ or ‘gold” model) to peer-
reviewed scientific publications which might result from the project’.

. Open access publishing (also called ‘gold’ open access) means that an article is immediately
provided in open access mode by the scientific publisher. The associated costs are usually shified
away from readers, and instead (for example) to the university or research institute to which the
researcher is affiliated, or to the funding agency supporting the research. Gold open access costs
are fully eligible as part of the grant. Note that if the gold route is chosen, a copy of the publication
has to be deposited in a repository as well.

-ria-ia-2016-17_en_TEMPLATE

Opting out of the Open Research Data Pilot is possible, both before and after the grant signature. For further
‘guidance on open research data and data management, please refer to the H2020 Online Mamual o the Participant
Poral
Open access must be granted to all scientific publications resulting from Horizon 2020 actions (in particular
scientific peer reviewed articles). Further guidance on open access is available in the H2020 Online Marual on the
Participant Portal.

Source: h2020-call-pt-
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Part B — Impact, of a research project application (and 1V)

A\ Self-archiving (also called 'green’ open access) means that the published article or the final peer-

reviewed manuscript is archived by the researcher - or a representative - in an online repository

before, after or alongside its publication. Access to this article is often - but not necessarily - delayed

(‘embargo period”), as some scientific publishers may wish to recoup their investment by selling
iptions and charging pay-per- fees during an exclusivity period

b) Communication activities’

-ria-ia-2016-17_en_TEMPLATE

o Describe the proposed communication measures for promoting the project and its
findings during the period of the grant’. Measures should be proportionate to the scale of
the project, with clear objectives. They should be tailored to the needs of different target
audiences, including groups beyond the project’s own community. Where relevant,
include measures for public/societal engagement on issues related to the project

Source: h2020-call-pt-
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Writing an ‘exploitation/business plan’

Include a business plan where relevant
Business Models:
Key partners: Think about the motivation of partnerships!
— Who are you key partners, key suppliers?
— Which resources do need from them?
— Which key activities will they perform?
— Which value do we deliver to the customer?

— Which of our customer’s problems are we helping to
solve?

— Which customer needs are we satisfying?

Please notice:
« Dissemination: Towards professionals
+ Communication: Towards society

BeCCoNGANDUSTRA |, 0
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About the ‘Business Plan’

Due to space limitation and following the recommendations from the EC (Document
“Clarification for NMP+B project proposers and evaluators on “Business Plan” and
“Synergies with ESIF”), only key aspects of the business plan can be briefly presented
and main projections could be focused on total potential market in Europe and other
major markets.

Itis also important to highlight that the full exploitation of results goes beyond
economic and commercial value-making process, and also includes generation of inputs
for future research, creation of novel norms and standards, innovative practices for the

Impact in H2020 SC1 proposals and examples of successful

11/10/17

:
whole sector, etc.. b
8
3
Parts of the ‘Business Plan’ (be clear, support on facts and data, make well-based ]
realistic projections, illustrate the evaluators with tables) 5-7 pages in part B
- Title: Outline of business plan
+ Planned key exploitable results and their expected key areas of applications
« Description of the relevant market
+ Business model: production/commercialisation by an involved SME? Direct selling?
Licensing? Who will be in charge?
- Financial projections
«  Commercialization roadmap
+ Risk assessment
. : ive funding,
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SC1-PM-10-2017:Comparing the effectiveness of existing healthcare
interventions in the adult population (I)

Specific Challenge: Effective health care and prevention may be improved by additional
evidence as to the most effective health interventions. Growing numbers of patients affected
by chronic discases also call for cfficiently managing co-morbidities.

‘Seope: Proposals should compare the use of currently available preventative or therapeutic
(pharmacological as well as non-pharmacological) healthare interventions in adults'”, While
there is no restriction on the discases or interventions to be the focus of proposals. preference
will be given to proposals focusing on interventions with high public health relevance and
sosio-cconomic impact,i.c. interventions addressing conditions that are particularly frequent,
‘may lead to co-morbiditics, have a high negative impact on the quality of life of the individual
andlor are associated with significant costs or where savings can be achicved. A cost
cffectivencss analysis must be included. Given the focus on cxisting interventions, proposals
will aim to contribute to improve interventions, take decisions about the discontinuation of
interventions that are less cffective or less costcffective than others, and make
recommendations jon the most cffective and costecffective approaches. A comprehensive amay

of clinical and safety p: as well as health and. outcomes (c.g. quality
of lfe, patient mortality, morbidity, costs, and performance of the health systems) for chosen
populations should be assessed. Agreed core outcome sets (COS) should be used as endpoints
in conditions where they already exist, in other cases efforts should be made to agree on such
COS. Randomised controlled trials, pragmatic trials, obscrvational studics, large scale
databases and meta-analyses may be considered for this topic. Where relevant the study
‘population should address gender as well as socio-cconomie differentials in health and/or any
other factors that affet health equity.

‘The Commission considers that proposals requesting a contribution from the EU of between
EUR 4 and 6 million would allow this spesific challenge to be addressed appropriately.
Nonctheless. this does not preclude submission and sclction of proposals requesting other
amouats

' Screening and  orthe involvement o eldely populations are not exchuded

deSalug
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SC1-PM-10-2017:Comparing the effectiveness of existing healthcare
interventions in the adult population (I1)

Expected Impact: This topic is to provide the required evidence bas for:
o more effective and safer interventions at individual and population level;
« cnhanced compliance with healtheare interventions in the adult population:
o the use of health technology assessment methodology in this target group.
In particular:

« Improvement of individual patient outcomes and health outcome predictability through
tailoring of interventions.

o Iny of guideline development for p or treatment of discases and the

management of comorbiditics.

« Provision of more aceurate information fo patients, car

<rs and prescribers.
Type of Action: Research and Innovation action

The conditions related o this topic ave provided at the end of this call and in the General
Annexes.
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SC1-PM-10-2017: Comparing the effectiveness of existing healthcare
interventions in the adult population (I1)

Expected Impact: This topic is to provide the required evidence base for:
o more cffective and safer interventions at individual and population level:

« cnhanced with healtheare interventions in the adult
o the use of health technology assessment methodology in this target group.

In particular:

« Improvement of individual patient outcomes and health outcome predictability through
tailoring of interventions

o Imp of guideline development for p or treatment of discases and the

management of comorbidities.

o Provision of more accurate information to patients, car

cers and prescribers.

Type of Action: Research and action

The conditions related to this topic are provided at the end of this call and in the General
Annexes.
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Success Example 1 to Topic SC1-PM-10-2017
Proposal abstract

The present proposal aims to identify, compare, and rank the most effective and cost-
effective self-management interventions (SMIs) for adults in Europe within four high-
priority chronic conditions: type 2 diabetes, obesity, chronic obstructive pulmonary disease,
and heart failure. This project addresses an important gap in current knowledge applying
network meta-analysis, an ion of meta-analysi that allows multiple
(rather than pairwise) comparisons of intervention effectiveness, to randomised controlled
trials (RCTs) that meet the study inclusion criteria. This centralised analysis of an estimated
4000 RCTs will i help to current probl; i with the
i ion and ication of evidence. The work will be based on a validated taxonomy of
SMIs and will prioritise outcomes from the patients’ perspective. In addition, a cost-
effectiveness of the most effective SMIs will be estimated to provide insights into the
economic consequences of adopting SMIs for societies, healthcare budgets, and patients.
Contextual factors i with inter tions will also be studied. Drawing on
our results, we will develop and pilot decision-making tools to facilitate access to evidence-
based information on the most effective SMIs to key users through a user-friendly
interactive platform. A multi-component strategy for exploitation of the research findings
will lead to clear business cases for implementing it in different contexts within the
heterogeneous EU health system. The end goal of the project is to have an impact in
supporting policy-makers, guideline developers, researchers, industry, professionals and
patients to make informed decisions on the identification and implementation of the most
suitable SMIs, therefore contributing to the diffusion of the knowledge, healthcare
sustainability and equity and promoting EU competitiveness in a globally emerging market

deSalug
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ESR from proposal 1 - Call 2017 (First Criterion: Excellence)

Score: 4.50 (Threshold: 4/5.00 , Weight: -)

The following aspects will be taken into account, to the extent that the proposed work corresponds to the

tnplc description in the work programme:
Clarity and pertinence of the objectives

- Soundness of the concept, and credibility of the proposed methodology

©  Extent that proposed work is beyond the state of the art, and demonstrates innovation potential (e.g.
ground-breaking objectives, novel concepts and approaches, new products, services or business and
organisational models)

. i i ion of it isciplinary and, where relevant, use of stakeholder
knowledge

The objectives are clear, well described and address a very important group of conditions
with high public health relevance and socioeconomic impact as required by the call.

The concept is sound and the proposed work will go well beyond state of the art and
open avenues for the application of improved approaches to utilisation of existing
knowledge. The proposal lays the foundation for a standardised collection of evidence in
avery structured and systematic way, covering the gaps of current knowledge and
enabling advancement across all stages of the process. It is based on a holistic
combination of research and involvement of the relevant stakeholders. Patients are
actively involved, which is a strength.

There are some minor shortcomings. For example, the estimation that around n=4,000
RCTs would be retrieved is not sufficiently well supported. Some of the details of how the
taxonomy will be modelled and built as a result of the analysis remain unclear. The same
applies to the design of the decision support tool. The cost analysis is elaborated but lacks
explanations how the benefits for the different stakeholders will be modelled.

BeLEononiA moUsTIA
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ESR from proposal 1 — Call 2017 (2" Criterion: Impact)

Score: 4.50 (Threshold: 4/5.00 , Weight: -)

The following aspects will be taken into account:

The extent to which the outputs of the project would contribute to each of the expected impacts

mentioned in the work programme under the relevant topic.

Any substantial impacts not mentioned in n.e work programme, that would enlunLe innovation

capacity, create new market opportu and growt

Sdress isoues related to climate change of the enyironment, or bring other important benefits for

society.

Quality of the proposed measures

- exploit and disseminate the project results (including management of IPR), and to manage
research data where relevant

* communicate the project activities to different target audiences

All call topic impacts are addressed very well and the proposal describes in a
credible way how they will be reached. Key performance indicators for the
measures to reach the impact are provided and achievable. The communication
activities are original and appropriate, innovation management, preliminary
business model, SWOT analysis and sustainability are also very well addressed.
Overall, the plans for dissemination and exploitation are excellent.

Some minor shortcomings should be noted:

The results of the proposed work will also have to translate into behavioural
changes of all stakeholders and there is insufficient information about how this
is expected to happen.

BeiCOoNGMANOUSTRA |, 0
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ESR from proposal 1 — Call 2017 (3" Criterion: Implementation)

Score: 4.00 (Threshold: 3/5.00 , Weight: -)

The following aspects will be taken into account:
Quality and effectiveness of the work plan, including extent to which the resources assigned
to work packages are in line with their objectives and deliverables

* Appropriateness of the management structures and procedures, including risk and
innovation management

©  Complementarity of the participants and extent to which the consortium as a whole brings
together the necessary expertise

+ Appropriateness of the allocation of tasks, ensuring that all participants have a valid role and
adequate resources in the project to fulfil that role

The consortium composition and the responsibilities are adequately explained.
The work plan is very complex and features series of analyses of data, with a
logical flow between work packages. There is good complementarity between
participating partners and the task allocation is appropriate. The IP issues
receive appropriate attention in a dedicated task.

Some concerns about the implementation of the plan and its monitoring need
to be mentioned:

There are multiple tasks for data mining activities, analysis, interpretation, and
modelling of vast amounts of data and these tasks are highly interdependent.
With this structure the risk of negative cascading effects seems high. The
necessary monitoring of the smooth flow between tasks is not sufficiently
addressed. The risks of delays appear underestimated and the contingency
plans are not convincingly presented.

SEotomoT o
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SC1-PM-08-2017: New therapies for rare diseases (1)

SC1-PM-08-2017: New therapies for rare diseases

Specific Challenge: Rare discases are diseases which affect not more than 5 per 10 000
persons in the European Union. as defined in the context of the EU legislation. A considerable
amount of knowledge has been generated by biomedical research in recent years. yet most of
the 6 000 to § 000 rare diseases are lacking therapies despite many of these diseases being
life-th or chronically debil

projects

Specific problems posed in therapy development for rare diseases include the small and
dispersed patient populations and the nature of the therapics proposed, which are often highly
specialised and novel. Amongst other challenges, this leads to the requirement for seeking

carly advice of regulatory authorities during development. In addition. despite the special
incentives for the development of orphan medicinal products. and the often high prices of
some of the developed therapies. the limited market for such therapies lead to a low
commercial return. and/or limited aceess,

Impact in H2020 SC1 proposals and examples of successful

BECCONGHANDUSTIA |,
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SC1-PM-08-2017: New therapies for rare diseases (I1)

Seope: Support will be provided to clinical trials on substances where orphan designation has
been given by the European Commission, where the proposed elinical trial design takes into
account recommendations from protocol assistance given by the European Medicines Agency.
and where a clear patient recruitment strategy is presented. Clinical trials may focus on a
range of interventions with an orphan designation, from small molecule to gene or cell
therapy, may include novel interventions and/or repurposing of existing and known

of

interventions. The intervention must have been granted the EU orphan designation at the
latest on the date of the full proposal call closure. A concise feasibility assessment justified by
available published and preliminary preclinical or clinical results and supporting data shall
also be provided. Appropriate plans to engage with patient organisations. Member States
health authorities and considerations of efficacy/potential clinical benefit as well as carly
indication on health economics should be integrated in the application. In addition to the
clinical trial, proposals may also include limited elements of late stage preclinical research
andlor experimental evaluation of potential risks which must be complementary contribute to
the clinical trial(s) carried out within the proposal. The centre of gravity must clearly be the
clinical trial(s). The participation of SMEs is encouraged.

and
ts

P
projec

Selected proposals shall contribute to the objectives of, and follow the guidelines and policies
of the Intemnational Rare Diseases Research Consortium, IRDiRC (www.irdirc.org).

The Commission considers that proposals requesting a contribution from the EU of between
EUR 4 and 6 million would allow this specific challenge to be addressed appropriately.

Impact in H2020 SC1 p

Nonetheless. this does not preclude submission and selection of proposals requesting other
amounts

BeiCOoNGMANOUSTRA |, 0
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SC1-PM-08-2017: New therapies for rare diseases (lll)

Expected Impact: + In line with the objectives of the Union pharmaceutical legislation on
orphan medicinal products. proposals shall contribute to advance the development of new
therapeutic options with concrete benefits for patients living with rare discases,

« Rapid progress in orphan drug development due to well-prepared clinical trials and a
multinational multicentre clinical trial with an appropriate number of patients.

+ Develop a preliminary assessment of the potential economic and public health aspects of the
new therapeutic option.

projects

+ Contribute to growth of SMEs involved in drug development.

« In line with the Union’s strategy for in research and i

proposals shall contribute towards IRDIRC objectives

Type of Action: Research and ion action

The conditions related to this topic are provided at the end of this call and in the General
Annexes.

Impact in H2020 SC1 proposals and examples of successful
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Success Example 2. Topic SC1-PM-08-2017
Anonymised Proposal abstract

Disease X is a rare brain cancer with one of the highest mortality rates. It is'
considered an orphan disease due to its low prevalence (less than 0.5 cases per
10,000 inhabitants in the EU) and the lack of plausible therapies. Based on the
discovery of the XXXXXXX the SME XYZ (leading this application) defined a novel
anticancer drug target, molecule X. An innovative activator, DrugA , was designed
and showed safety and efficacy in preclinical and preliminar clinical studies. A
first-in-man clinical trial I/l1a (ClinicalTrials.gov identifier #) further demonstrated
its safety and efficacy in humans. The European Medicines Agency (EMA)
designated DrugA orphan drug for the treatment of this specific brain cancer and
approximately half of the patients wsubmitted to >2 months of treatment
showed positive response.

The present project aims to perform a clinical phase 1IB study to demonstrate
DrugA efficacy against brain cancer, in its most aggressive form. In this context, a
written formal report from the EMA after scientific advice and protocol
assistance (aaaaaa2014) indicates that DrugA would obtain Conditional
Marketing Authorisation if this phase-1IB study further demonstrates statistically
significant efficacy. In addition this project will further investigate DrugA safety,
mechanism of action and biomarkers for diagnosis, prognosis and response to
treatment. These studies will let us (i) know the molecular basis underlying the
response to DruGA treatment, (i) define new biomarkers, (i) design more
efficacious personalized treatments and (iv) investigate therapeutic alternatives
in patients who do not respond to treatment.

e
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ESR from proposal 2 — Call 2017 (First Criterion: Excellence)

Score: 4.00 (Threshold: 4/5.00 , Weight: -)

The following aspects will be taken into account, to the extent that the proposed work corresponds to the

topic description in the work programme:

* Clarity and pertinence of the objectives

* Soundness of the concept, and credibility of the proposed methodology

- Extent that proposed work is beyond the state of the art, and demonstrates innovation potential (e.g.
ground-breaking objectives, novel concepts and new products, services or business and
organisational models)

. i ideration of interdisciplinary and, where relevant, use of stakeholder
knowledge

1. The objectives of the proposal are clear and pertinent to the call.

2 The scientific concept seems sound and credible with relevant data provided that
are supported by preclinical and an initial phase I/IIA clinical trial. The proposed
methodology seems less credible, as a preclinical evaluation of the impact of the
product formulation (which is not specified in detail) versus pure molecule (Ref. in,
Biochim Biophys Acta. reports different activities of the R and S enantiomers on the
proposed target) nor the pharmacokinetics of the 2 enantiomers has been
discussed in the proposal. The project could be too ambitious as it aims to perform
dose optimization, subpopulation identification, as well as biomarker
determination.

3 The innovation potential is clear, with a new drug target discovered using an
innovative therapeutic approach and a new mechanism of action.

4. The interdisciplinary content of the proposal is good and highlighted by a well-
constructed network. The use of stakeholders’ knowledge such as patient
organizations is only mentioned in a generic manner.
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Impact in H2020 SC1 p

ESR from proposal 2 — Call 2017 (2" Criterion: Impact)

Score: 4.50 (Threshold: 4/5.00 , Weight: -)
The following aspects will be taken into account:
The extent to which the outputs of the project would contribute to each of the expected impacts
mentioned in the work programme under the relevant topic.
Any ial impacts not mentioned in the work that would enhance innovation capacity,
create new market it petiti and growth of ies, address issues
related to climate change or the environment, or bring other important benefits for society.
Quality of the proposed measures to:
exploit and disseminate the project results (including management of IPR), and to manage research
data where relevant
©  communicate the project activities to different target audiences

1 The outputs of the proposal would contribute to the expected impacts mentioned
in the work program, although the benefit of the new drug for patients in terms of
life expectancy and quality of life is not clearly described in the proposal. It will
contribute to rapid progress in drug development, thus contributing to IRDIRC goals.
Moreover, the proposal presents a preliminary assessment of the potential
economic and public health aspects.

2. It will strengthen the innovation capacity and improve the growth prospect of the
SMEs involved in the consortium, therefore generating a positive impact on their
future development. The project might also have an important societal impact.

3. The dissemination plan and communication strategy seem appropriate, although it
should have listed a more detailed and direct link between the communication
channels and the communication aims targeted to various audiences.
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11/10/17

ESR from proposal 2 — Call 2017 (3™ Criterion: Implementation)

Score: 4.50 (Threshold: 4/5.00 , Weight: -)

The following aspects will be taken into account:

* Quality and effectiveness of the work plan, including extent to which the resources assigned

to work packages are in line with their objectives and deliverables

Appra ss of the structures and p , including risk and

innovation management

- Complementarity of the participants and extent to which the consortium as a whole brings
together the necessary expertise

- Appropriateness of the allocation of tasks, ensuring that all participants have a valid role and
adequate resources in the project to fulfil that role

1.  The work plan is effective, with sufficient details broken down into work
packages, individual tasks, detailed deliverables, and milestones, with two
WP interfaces being central to the implementation of the project.

2. Thereis a good presentation of the project management structure with
sufficiently described decision taking procedures, although it was
somewhat felt that, given the complexity of the project and the clinical
study design, a number of shortcomings were present in the discussion
about risks with the proposed adaptive design, after regulatory feedback
will have been obtained.

3. The consortium partners’ expertise sufficiently complements each other in
the project execution, having significant experience in different parts of
the work plan.

4. All the participants seem to have a valid role in the project, being involved
in most of its tasks, and the task allocation and the corresponding budget

projects
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