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Pipeline and Clinical Development Plans

TRO19622 was selected for clinical development 
on the basis of its remarkable neuroprotective 
and analgesic properties in a wide range of 
cellular and in vivo preclinical models of both 
neurodegenerative disease and neuropathic pain.  
The molecule is orally bioavailable, crosses the 
blood brain barrier and has a large safety margin.  
Phase 1 & 1b clinical studies (including a one 
month study in ALS patients) have been 
completed and demonstrate that the drug product 
is well tolerated; that the predicted effective 
plasma concentrations can be achieved with 
once-a-day oral administration and that the 
compound has an excellent safety profile.  
Subject to EU regulatory approvals, three further 
clinical trials are planned in Europe during 2007: 
1) a Phase 2a proof of concept study in painful 
diabetic neuropathy, 2) a Phase 1b study in SMA 
patients and 3) a pivotal Phase 2/3 trial in ALS. 

TRO40303 belongs to a different structural class; 
however, it exhibits both a similar 
pharmacological profile and mechanism of action 
as TRO19622. TRO40303 has recently been 
demonstrated to exhibit significant 
cardioprotective properties in both cellular and in 
vivo preclinical models.  This drug candidate is 
currently undergoing regulatory preclinical studies 
with a view to clinical development towards proof 
of principle in ischemia-reperfusion injury.

TRO51644 is a lead compound selected in an in 
vitro model of Huntington’s Disease.  A drug 
candidate selected from this chemical family is 
expected to enter regulatory preclinical 
development in 2007.
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The Discovery Strategy in Neurology at Trophos involves recreating 
a particular process of neuronal dysfunction or death in vitro and testing 
collections of chemical compounds for their ability to block (rescue) these 
processes.  Secondary screening using target-directed assays are then 
employed to identify the mechanisms of action of these compounds, which 
has enabled the evaluation of their utility in additional therapeutic 
applications.  Compounds are optimized to drug candidate status 
according to industry accepted criteria for activity, safety and bioavailability 
- thereby arriving at a family of compounds that can be developed
independently, licensed and/or used to validate new disease targets.  
Trophos has patents covering the compounds, the means to identify follow 
up compounds and their use in a wide range of therapeutic indications.
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Trophos has a drug candidate that in Phase 2 clinic al trials and a second in late-stage 
preclinical development.  A number of other compoun ds are undergoing lead optimization.  

TRO51644 - Huntington’s disease

TRO51854 - Cytoprotection

TRO40303 - ischemia-reperfusion
injury

TRO19622 - ALS & SMA

TRO19622 - Neuropathic Pain
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TROPHOS PIPELINE: large market potential
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90% pure motor 
neurons from E14 
rats
Survival at 3DIV in 
the absence of 
NTFs

TRO40303
TRO40803
TRO51854

OTHER INDICATONS
Neuropathic pain
Cardioprotection
Cytoprotection

mitochondria

mPTP ANTANT

PBRPBR

CyDCyD

TRO19622

VDACVDAC

inner 
membrane

outer 
membrane

mitochondria

mPTP ANTANT

PBRPBR

CyDCyD

TRO19622

VDACVDAC

inner 
membrane

outer 
membrane

��������������
������������ 

���������!�"��������
"#$�%$�%�%&�$'�

��� �
������%���!(�'���$#�
%�%&�$'�

��������������
������������ 

���������!�"��������
"#$�%$�%�%&�$'�

��� �
������%���!(�'���$#�
%�%&�$'�

VDACVDAC GABAGABA

MOA

pBRpBR

Maturing pipeline across multiple indications; enha nced value creation opportunities; diversified risk  profile
Trophos is a clinical stage pharmaceutical company with a primary focus on developing new treatments for neurodegenerative 
diseases. These are debilitating, often fatal, diseases of huge socio-economical significance, for which there are currently no 
effective treatments.  Trophos has discovery programs targeting neuropathic pain (NP), motoneuron diseases (Amyotrophic Lateral 
Sclerosis and Spinal Muscular Atrophy), Huntington’s disease (HD) and, most recently, new discovery programs that exploit our 
mechanistic understanding of our lead drug candidates and their proven preclinical utility e.g. in ischemia-reperfusion injury. 

TRO19622 family: discovery for MND- developed for mu ltiple indications
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Technology Platform

A key to the success of the Trophos discovery strategy, the Flash 
Cytometer™ , is a bench-top image acquisition and analysis system covered by 
four patents.  It measures neuronal survival or other cellular events at the single 
cell level, at rates compatible with HTS.  Originally developed by Trophos for 
analysis of neuronal cell survival, this unique technology has numerous other 
applications and will be partnered &/or licensed to interested parties.  Trophos 
also holds strong technical know-how related to neuronal cell-based screening, 
chemistry and associated neuropharmacology. Trophos is seeking co-
development partners interested in exploiting this discovery infrastructure for 
programs of mutual interest.

Management

Antoine Béret Chief Executive Officer
Rebecca Pruss , PhD Chief Scientific Officer
Patrick Berna , PhD Chief Development Officer
Jean-Louis Abitbol , MD  Chief Medical Officer
Brigitte Chamayou-Anglade Chief Regulatory Affairs
Christine Placet Chief Financial Officer
Stephen Harris , PhD  Chief Business Development Officer

Scientific Advisory Board

Christopher Henderson , PhD - Professor of Pathology & 
Neurology, Columbia University, New York (USA)

Donald Price , MD, PhD - Professor of Pathology, Neurology & 
Neuroscience, Johns Hopkins University, Baltimore (USA)

Barry Ross , PhD - Former CEO Affymax, Head of  Medicinal 
Chemistry, Glaxo (UK)

Wim Robberecht , MD, PhD - Professor of Neurosciences & 
Psychiatry, Catholic University, Leuven (Belgium)

Bernhard Landwehrmeyer , MD, PhD - Professor of Neurology, 
University of Ulm, CEO Euro HD Network (Germany)

Trophos Business Objectives and Partnering Strategy

The business objective of Trophos is to become a su stainable speciality pharmaceutical company focused  on the 
commercialisation of products for orphan neurologic al disorders (ALS, SMA, HD), while partnering or li censing 
products for the primary care markets in larger the rapeutic indications - such as neuropathic pain, isc hemia-
reperfusion injury and AD. This twin track approach is enabled by the discovery strategy, which has identified neuroprotective 
drug candidates working through mechanisms that are common to a variety of neuronal as well as non-neuronal cell types.  
Trophos has already validated the broader therapeutic potential of this MOA in preclinical models and is preparing drug 
candidates for clinical studies to establish proof of concept in humans.

In order to pursue the discovery programs in the chosen orphan indications Trophos has successfully obtained financial support 
and other commitments from key stakeholder patient associations. The support from the Association Française contre les 
Myopathies (AFM) is geared towards the development of new neuroprotective compounds for the motoneuron diseases SMA & 
ALS.  Similarly, Trophos has secured ongoing support from the CHDI Inc. for its discovery programme on HD.  Patient 
association commitment provides long term access to both the scientific and clinical support required to progress drug discovery
programs in a timely manner.  Trophos has attracted ~35M Euros in the form of equity & research funding to date.

TROPHOS SA
Parc Scientifique de Luminy – Case 931

13288 Marseille Cedex 9 – France
Tel. +33 (0)4 91 82 82 82
Fax +33 (0)4 91 82 82 89

beret@trophos.com (CEO)
rpruss@trophos.com (CSO)

sharris@trophos.com (CBDO)

Facilities are located in Marseille (France) on the Parc
Scientifique de Luminy and  comprise 1800m2 of 
laboratories and offices

Visit Trophos at www.trophos.com


