
Regulatory Strategy and  
CMC Consulting for Ultra-Rare 
Disease Cell and Gene Therapies
We are a science-driven consulting boutique with a 
passion for the patient and expertise in accelerating 
the development of ultra-rare disease cell and gene 
therapies. We help you overcome two of the key 
technical challenges in bringing these therapies  
to patients in need: 

Developing a cost-effective manufacturing 
process via our CMC expertise 

Providing regulatory guidance and strategic 
support to ensure your therapy leverages the 
most efficient pathway against the backdrop 
of an ever-changing regulatory landscape
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CMC Strategy   •   Viral Vector Development   •   Regulatory Strategy   •   Alternative Pathways

SCIENCE-DRIVEN CONSULTING 
FOR ADVANCED THERAPIES

W H O  W E  H E L P

•	 Preclinical developers of ultra-rare disease CGT treatments 

•	 Academic groups, non-profits, NGOs, and foundations engaged 
in early-stage rare disease discovery and development 

•	 Ultra-rare disease developers in need of regulatory guidance 
within a dynamically-changing regulatory landscape

Let’s partner  
and change 

the future for  
the better

95%
Genetic rare diseases 

currently have no FDA 
approved treatments

8000
Genetic rare diseases 

identified globally
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In traditional biopharma therapeutic development, 
companies may take years to develop a process, 
perform engineering runs, then clinical runs, then 
validation runs. However, in the ultra-rare paradigm, 
you may only have funding and material for one or 
two batches. TKD Solutions brings decades of CMC 
expertise to help you perform high-quality pilot 
non-GMP runs that are process-representative to 
efficiently identify Critical Process Attributes and 
Critical Quality Attributes, laying the CMC foundation  
for your novel therapy.

From accelerated approvals to plausible mechanism 
pathways, TKD Solutions is immersed in the latest 
regulatory approaches to help bring treatments to 
patients in need – quickly. We bring this expertise to 
academic groups, foundations, and preclinical stage 
companies to give them the best opportunity to 
bring their treatments forward in a timely manner.

Check out some of our recent CGT contributions in the following publications:
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