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Message from  
the President and the 
Executive Director

MISSION

-

-

-

VISION

and health authorities come together to 

address the medical needs of rare diseases 

-



EspeRare  |  Annual Report 2013 5

The EspeRare foundation was launched at 

-

-

 

-

-

-

-

-

-

 

-

 

consultants which brings the breath of 

-

form will also manage research data of on-

-

-

-

-

organisation and establishing world-class 

-

 

-

 

 

-

 

 

Together, focused on the goals, there is 

little we cannot do! 

President

Caroline Kant
Executive Director

“This is no time 
for ease and 
comfort.  
It is time to dare  
and endure.” 
Winston Churchill
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Rimeporide license
signed with Merck 

Serono

foundation 
incorporation

EspeRare 
launch

at 1st 
IRDiRC 

conference

status granted

GaugeRx development
with Genetic Alliance

All Rimeporide in 
Duchenne (DMD)

preclinical activities 
kicked-off

EspeRare

Partnership

Events

The EspeRare foundation was launched in April 2013 at the International 
Rare Diseases Research Consortium conference (IRDiRC) in Dublin. 

Caroline Kant-Mareda and Florence 

-

-

an initial endowment to start the founda-

 

-

-

-

-
-

2013 highlights 
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our priorities are not deter-
mined by the size of a market, 

the medical needs and great 
science. Above all, we strive 
to apply our patient-centric 
model and pharma know-how 
to advance new treatments 
for underserved patients.” 

Caroline Kant-Mareda   

Founder & Executive Director  

“Duchenne is a heartbreaking 
disease. Children like 
Laurent, my cousin, affected 
with this disease are bright 
and engaged but as they 
grow up, they inexorably get 
weaker and experience the 
loss of the few abilities they 
had acquired. I have in my 

treatments for Duchenne  
and I am committed to give 

their disease.” 
Florence Porte-Thomé  

Founder and R&D Director  

“Fostering access to health for 
patients that are the most in 
need is what this foundation 
is about, and is what I am 
about.” 

Beatrice Greco  

Founder and member of the Board 

French 
Telethon 
grant
for DMD 
program

Swiss 
innovation 

grant
for DMD 
program

Member of 
EU action for 

Citizen’s Health

2nd program 
in Rare renal 

disease

NIH 
collaboration

Swiss 
lottery 

grant for
Innovation 

platform
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Source: Orphanet and the US Orphan Drug Act

Addressing 
rare diseases

More than  
25 million people  
in the US and  
30 million people 
in Europe are 
affected by rare 
diseases

children 

9 years on 

correct diagnosis: 
the Diagnostic 
Odyssey

More than 7 000 

been  

80% of rare 

genetic 
origins

Only 5%  
of rare diseases 

therapeutic 
solutions

s
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1101001000

US Threshold
for Rare Disease

750 / 1 million
( 1 / 1500 )

Frequency of Disease
Number of Patients per Million
(logarithmic Scale)

Ultra Rare Diseases >< Any Diseases

/ 1M / 1M / 1M / 1M

WHAT IS A RARE DISEASE? 

1 person in 2000

when it affects less than 

EMPOWERED ADVOCACY ORGANISATIONS IN RARE DISEASES

-

 

 

related knowledge and engage in and  

 

-

 The foundation 
has an established 
network of 
1200 patient 
organisations; for 
each program, 
we strive to 
develop trusted 
collaborations 
with patient 
organisations, 
to truly deliver 
patient-centered 
drug development

1 Source: Orphanet and the US Orphan Drug Act
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FOCUS ON RARE PAEDIATRIC DISEASES

What are the challenges of 
treating children suffering from 
rare diseases?

 

-

 

 

-

 

-

 

-

ered as a long-term solution to address the 

Why are so few treatments 
approved for children?

 

substantial barrier to bring medicines and 

-

-

-

-

makes it 

What is missing to address this 
gap?

would 

-

provide 

-

fessionals -

What can be the impact of an 
organisation such as EspeRare in 
this context?

 

-

-

 



EspeRare  |  Annual Report 2013 11

Advancing rare disease treatments

WHY DO ONLY 5% OF RARE DISEASES HAVE 
APPROVED TREATMENTS? 

DRUG DEVELOPMENT, A LONG, 

COMPLEX AND COSTLY PROCESS   

 

-

lead to an increase in the number of drugs 

INSUFFICIENT COORDINATED 

EFFORTS IN DRUG DEVELOPMENT 

FOR RARE DISEASES

-

-

-

-

-
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ESPERARE REPOSITIONS EXISTING DRUGS TO ACCELERATE  
THE DEVELOPMENT OF TREATMENTS FOR RARE DISEASES 

-

-

-

-

-

-

medical needs in rare diseases as time as-

-

-

-

-

 

-

-

 Repurposed drugs 
in rare diseases 
are generally being 
approved in only 
3-7 years and at 
about 60% of the 
cost of typical drug 
development.
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Driv
in
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s 
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al

Industrial full 
development and 
commercialization

EspeRare & Patient
continues
impact

 Program scouting & evaluation
 R&D project management 
 Drive project from clinical to early 

clinical validation
 Secure ethical guiding principals 

for access to health 

EspeRare

Biomedical
centers 

of expertise
Conduct R&D studies 

Hybrid
funding

mechanisms
Public, philanthropic   
& commercial funds

 Patients engagement 
& access

 Disease knowledge
 Expert disease network

Patient
Organisations

Program Deal 2
      in rare disease
          with Academia

A pool of
unexplored
therapeutic 

opportunities 

De-risked
& validated

program
with ethical
obligations

Affordable
treatments for 

rare disease
patients

PPPPPPP

 

Program Deal 1
      in rare disease
         with Pharma 

ESPERARE’S IMPACT: BRINGING TOGETHER PATIENTS AND COMMERCIAL 
INTEREST TO ADDRESS RARE DISEASES 

-

-

lacks the know-how to conduct robust 

Mobilise hybrid funding sources by 

commercialisation

-

-

-

-

-

 

d

a

e
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ADDRESSING THE “VALLEY OF DEATH” IN TRANSLATIONAL RESEARCH 

allowing continuity and integration of aca-

-

-

block for new treatments to reach rare dis-

ability to translate research efforts often 

conducted in academia into robust drug 

-

 

-

-

that:

 

to manage transition into late clinical 

 

agencies and health authorities to best 

access to treatment

-

 

-

-

-

originator or be transferred to industry 

-

About the translational gap, a major roadblock 
for new treatments 

A
d

d
re

ss
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g 
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re
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ea

se
s

 EspeRare provides 
 

operational 
expertise to address 
the “valley of death” 
in translational  
research and drive 
the proof of concept 
of unexplored 
treatments for rare 
diseases. 
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Esperare
Foundation

Available
Resources

in Research

Available
Resources

in Drug
Development

Understand
a Rare

Disease

Efforts driven
by academia

Preclinical / Early Clinical Efforts driven
by biopharma

Hypothesis Plausible
assumption

Evidence
for significant

therapeutic value

Launch a new
treatment

Ideas

EsperareE eEsperareeEsperareeEE reeEE reEsperareEsperar
FoundationnFoundationnFoundationnFoundationFoun at on

Available
Resources

in Research

A
Re

DevT
ra

n
slational Valley of D

ea
th

 

“Bridging the gap between 
basic science and clinical 
development is critical for 
the successful development 
of more products for rare 
diseases.  
 

Orphan Products Development 
at FDA were very interested to 
learn about EspeRare.” 

Gayatri R. Rao, M.D., J.D. 

 

of Orphan Products Development 

ABOUT TRANSLATIONAL RESEARCH

-
 

-
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-

children burden by debilitating muscular 

-

-

-

-

assets

an engine that systematically 

EspeRare Foundation Board

A flexible legal structure: each Product Development Partnership
has its independency and its tailored partnering model

Foundation Executive Team

Portfolio Review

Merck Serono
joint steering

committee

Academia/Biotech
(under evaluation)

Pharma 3
(under evaluation)

Pharma 2
(ongoing set-up)

Program 1
Duchenne Muscular

Dystrophy

Program  4
Rare disease

Program  3
Rare disease

Program 2
Rare renal

disease

Strategy Review Financial Review

S
w

is
s 

F
e
d
e
ra

l
A

u
d
it

 A
u
to

ri
ti

e
s

All revenues 
reinvested 
in addressing 
rare diseases

Building our portfolio

A
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THE TRANSLATIONAL (Tx)  PLATFORM, PROMOTING PROJECTS 
DEVELOPMENT IN RARE DISEASES 

-

form will allow data management according 

industry and regulatory authorities and will 

facilitate:

The standardised management of 

biomedical data generated during the 

-

-

-

 

 

GAUGERX, A COLLABORATIVE 

PROJECT WITH GENETIC ALLIANCE
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ABOUT DUCHENNE MUSCULAR DYSTROPHY (DMD) 

-

by a mutation in a gene which encodes 

-

 

-

 

-

 

-

-

-

RIMEPORIDE IDENTITY CARD:

inhibitor

 

 

animals for DMD

on cardiac outcomes in animals with heart 

 

First program:
Rimeporide in Duchenne Muscular Dystrophy 
(DMD)

A
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RIMEPORIDE, A COMPOUND TO INNOVATIVELY  TACKLE DUCHENNE 
PATHOGENESIS  

 and H  through 

dysregulation is among the mechanisms 

 

-

heart failure and which showed remarka-

chronic heart failure as well as a good safe-

-

-

-

-

CURRENT STUDIES TO VALIDATE THE 

THERAPEUTIC OPPORTUNITY 

-

-

 

The assessment is conducted under 

 

 

-

  

-

-

RESEARCH FUNDING, PATIENTS’ 

GROUPS AND EXPERTS’ ALLIANCES 

TO STRENGTHEN RIMEPORIDE 

DEVELO PMENT STRATEGY

RIMEPORIDE
Mar Apr May Jun Jul Aug Sep Oct Nov Dec Q1 Q2 Q3 Q4 Q1 Q2 Q3 Q4

2013         2014   2015
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Organisation
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THE FOUNDATION BOARD

MONIQUE A. CAILLAT 

interactions through medical mediations 

BÉATRICE GRECO 

-

-

-

-

-

-

EWEN SEDMAN 

-

-

SHARON F. TERRY

-

-

-

-

-

-

-
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HEAD OFFICE & TEAM

CAROLINE KANT-MAREDA 

-

-

-

-

-

Caroline realises her dream of dedicating 

herself to address rare diseases in honour 

-

FLORENCE PORTE-THOMÉ  

-

research and managing early clinical stud-

-

-

DIANE MELLETT 

CÉDRIC MERLOT

-

-

with a focus on data management for small mol-

SANDRA MILLET

-

-

-

PETER POTTER-LESAGE 

-
-

-

SYLVIE RYCKEBUSCH 

-

-

-

as a strategy consultant with Mckinsey and 

ACHIM SCHAEFFLER 

-

Caroline Kant-Mareda 
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SCIENTIFIC ADVISORS

PROF. CONRAD HAUSER

-

-

-

-

PROF. ANTOINE HADENGUE

-

-

-

-

-

DR JULIAN GRAY

-

-

-

-

-

-

PROF. JIRI MAREDA 

Mareda worked as the research associate 

-

for master and doctoral students at the 

-

 

DR KANNEBOYINA NAGARAJU 

-

-

DR. LAURENT SERVAIS 

-

-

-

tients with neuromuscular diseases within 

-

PROF. MOIN A SALEEM 

-

-
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Financial view

-

-

-

-

academic centres and regulatory agencies 

affordable access to new treatments for 

-

-

-

-

-

counts and cash-management facilities in 
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THE FIRST FINANCIAL YEAR TO 31 DECEMBER 2013

The year was characterised by a number 

-

  

Founding Capital

Donations

-

-

 

 

-

-

Staff

-

General Administration

-

SNAPSHOT OF ESPERARE EXPENDITURE 2013

THE FINANCIAL YEAR AHEAD TO DECEMBER 2014 

-

-

-

agreements signed with our collaborating 

-

-

-

-

-

-

-

-

Conclusion

-

-

ment of new medicines for the treatment 

Financial & accounting charges
6%

Infrastructure
3%

Foundation set-up
5%

Patients advocacy & fundraising
6%

Administration staffing
12%

Research & Development 63% R&D Rimeporide 83%

R&D new projects 17% 
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ESPERARE BALANCE SHEET TO 31 DECEMBER 2013 

NOTES 2013 2013

ASSETS CHF EUR

CURRENT ASSETS

Cash & Cash Equivalents 2i

Prepaid & Receivables

TOTAL CURRENT ASSETS      1 889 862,03      1 542 115,08 

FIXED ASSETS

Tangible Assets

2d

TOTAL FIXED ASSETS              3 694,57              3 014,75

TOTAL ASSETS      1 893 556,60      1 545 129,82

LIABILITIES

CURRENT LIABILITIES

Short Term Liabilities

Total Short Term Liabilities            36 201,89            29 540,51 

Provisions 2f             17 080,00            13 937,17 

Deferred Income          150 000,00         122 399,02 

TOTAL  CURRENT LIABILITIES         203 281,89         165 876,70 

CAPITAL & RESERVES

3

TOTAL CAPITAL & RESERVES      1 690 274,71      1 379 253,13 

TOTAL LIABILITIES      1 893 556,60      1 545 129,82 
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ESPERARE STATEMENT OF INCOME & EXPENDITURE FOR THE PERIOD  
FROM MARCH 27 TO DECEMBER 31, 2013

NOTES 2013 2013

INCOME CHF EUR

2k

TOTAL INCOME 2 267 291,23 1 850 094,84 

EXPENDITURE

Research & Development Expenditure 2e

R &D Projects 8a

8b

8e

8f

TOTAL R&D PROJECTS, RIMEPORIDE 359 157,21 293 069,94 

NEW PROJECTS 8c

8e

Total New Projects 70 002,05 57 121,22 

TOTAL RESEARCH & DEVELOPMENT EXPENDITURE 429 159,26 350 191,15 

General foundation Administration 8d

8e

Fundraising

Financial Charges

2c

TOTAL GENERAL ADMINISTRATION EXPENDITURE 197 857,26 161 450,23 

TOTAL EXPENDITURE 627 016,52 511 641,39 

RESULTS FROM OPERATING ACTIVITIES 3 1 640 274,71 1 338 453,46 
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NOTES TO FINANCIAL STATEMENTS FOR THE YEAR ENDED 31 DECEMBER 2013

1. ORGANISATION

academic centres and regulatory agencies 

affordable access to new treatments for rare 

2. SUMMARY OF SIGNIFICANT 
ACCOUNTING POLICIES

 The accounting standards followed are 

income recognised in the income and 

 Transactions in foreign currencies are 

Monetary assets and liabilities 
denominated in foreign currencies at 

the balance sheet date are translated 

differences arising on translation are 
recognised in the statement of income 

and liabilities that are measured in terms 
of historical cost in a foreign currency 

at year-end:

is charged to the statement of income 

assets are as follows:

technical knowledge and understanding 

on a contract or letter of understanding 

 Pension Plan

are not materially different from the 

sheet date to determine whether 

3. RESERVES
Operations reserve

4. FINANCIAL INSTRUMENTS
  

that are denominated in a currency 
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 At the balance sheet date there were no 

held at 31 December 2013 does not 
differ from their carrying amounts 

5. COMMITMENTS

6. SUBSEQUENT EVENTS

7. INCOME

 During 2013 the following donations 
were granted: 

8. EXPENSES

diseases

diseases   

are recorded and allocated to the 

from a number of consultants and 

reimbursements amount to CHF 

9. FOUNDATION CAPITAL

10. GOVERNANCE

11. RISKS AND UNCERTAINTIES

outcomes of these uncertainties cannot 

Donor Currency

 2013  CHF

CHF  

 

CHF Deferred 
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How you can support 
EspeRare

FUNDING

DONORS

generated by the foundation through the 

foundations and associations that 



www.esperare.org
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