Rare Diseases

Rare Disease development poses unique challenges
and opportunities. Our experts develop insightful and
innovative strategies to bring these ‘game changing’
products to patients within all therapeutic indications
with a particular focus on the unmet needs within
rare and orphan diseases. At tranScrip we are helping
our biotech and pharma clients realise the potential
of their assets. tranScrip is helping shift the paradigm
of therapeutic intervention and steer strategies to
maximise efficient, expeditious and safe development.
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Visit transcrip-group.com




Diverse Programmes
Effective Execution

A snapshot of our recent projects

Novel Viral Vector with Various T-Cell
Genetic Manipulation

« Haemophilia B and + Autologous CAR-T, TCR
Fabry Disease & NK cell products

« Provision of early clinical + Solid tumour and
development and haemato-oncology
regulatory strategy + FIH development

TOP 50 PHARMA & SME TOP 50 PHARMA MEDIUM PHARMA

Early Clinical Regulatory Medical
Development Development Affairs Affairs

Gene Therapy Various Gene
(HIF-1 ALPHA) Therapies
Intermittent claudication « Evaluation of need and
and critical limb ischemia: feasibility of programmes
« PoC and registrational to treat rare diseases

trial development
TOP 50 PHARMA MEDIUM PHARMA
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tranScrip is a highly specialist pharmaceutical consultancy providing
strategic expertise, therapeutic experience and operational excellence
across the entire product lifecycle.

We build product strategies as well as design and execute development
programmes and commercialisation activities.

Our experienced physicians and scientists, together with our regulatory,
clinical and commercial experts, offer truly flexible bespoke solutions and
support to maximise the value of products.

We help to expedite the development and commercialisation of products
for the benefit of patients worldwide.
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Drug Safety, Pharmacovigilance and Risk Management
Clinical Development
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