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Chemical Induction of Dimerization (CID) 

2 



Unmet Medical Need: GvHD 

• Allogeneic hematopoietic stem cell transplantation (HSCT) 

– Replace patient’s immune system with healthy donor stem and T cells 

– Often curative for patients with leukemia, lymphoma and other cancers 

– 30-60% mortality @ 1 year  
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• Graft vs. Host Disease  

– T cells from the donor (“Graft”) attack the patient’s 
healthy tissue (“Host”) 

– Attacks the skin, mucosa, intestines and liver, with 
debilitating consequences  

– Occurs in 30-80% of HSCT patients, and is often fatal 

– Incidence and severity greatest where donor and 
patient are mismatched (e.g. parent-child) 

• Solution: CID switch to eliminate GvHD-causing T Cells 



Clinical Proof of Principle – NEJM Article & Editorial 

• Recognized by the Clinical 
Research Forum as one of 
the “Top 10 Clinical 
Research Achievements” of 
the past 2 years 
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CPRIT-Funded Product Candidate: BPX-501 

• BPX-501: T cells from donor genetically modified with CaspaCIDe vector 

• Indication: Treatment of high risk hematologic malignancies 

• AP1903 used to treat GvHD, if it develops 

• Addresses major unmet medical need in treatment of GvHD: 

 

 

 

 

• Primary clinical application is graft engineering of a mismatched transplant 

– Twice as many patients can receive a potentially curative transplant 
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Market Need Standard of Care BPX-501 + AP1903 

Rapid resolution  (weeks/months)  (1-2 days) 

Broad efficacy  (35% 14 day cure rate)  (100% 2 day cure rate) 

Non-immunosuppressive   



Key Accomplishments  Award Year One 

• Staff expanded from one to 14 

– Clinical, manufacturing, regulatory, QA and scientific leadership in place 

– In-house research and process development lab established 

• Clinical grade raw materials manufactured and released 

• Process for manufacture of BPX-501 T cell product substantially improved  

– Original open process now functionally closed 

• cGMP facility with capacity for 20 patients per month constructed 

• Extensive formal preclinical pharmacology/toxicology studies completed 

• Clinical protocol finalized, with input from transplant centers nationwide 

• IND allowed by FDA on October 19th  
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BPX-501 Protocol Overview 
 
• Mismatched transplants in adults & children with hematologic malignancies 

– Primary trial sites include Baylor Dallas, UT Southwestern, Fred 
Hutchinson, Memorial Sloan Kettering, Ohio State, Oregon Health Science, 
University Hospitals of Cleveland 

 

 

 

 

• Outcomes: engraftment, immune function & relapse (3, 6 & 12 month 
endpoints) 

• Second protocol in matched, reduced conditioning patients at MDACC 
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$37.5 MM Cumulative Non-Traditional Financing 

• $10 million cumulative equity capital raised through late 2010 

– local high net worth individuals 

• $1.45 million ETF award supported BPX-101 pre-IND and Phase 1/2 

• $6 million CPRIT award supports BPX-501 development 

• $20 million Series B financing closed March 2012 

– Non-traditional venture funds 

• AVG Ventures 

• Remeditex Ventures 

– >50% insider participation 
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Certified 100% Texas Raised! 


