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This presentation contains certain forward looking statements relating to Bexion’s business

prospects and the development and commercialization of therapeutics and other proprietary

technologies.

These statements are based on management’s current expectations and beliefs and are subject

to a number of factors which involve known and unknown risks, delays, uncertainties and other

factors not under the company’s control which may cause actual results, performance or

achievements of the company to be materially different from the results, performance or other

expectations implied by these forward looking statements.

In any forward looking statement in which Bexion Pharmaceuticals’ expresses an expectation or

belief as to future results, such expectations or beliefs are expressed in good faith and are

believed to have a reasonable basis, but there can be no assurance that the statement or

expectation or belief will be achieved. These factors include results of current or pending clinical

trials, risks associated with intellectual property protection, financial projections, market

projections, actions by the FDA/HPB/MHRA and those other factors. Bexion does not undertake

an obligation to update the forward looking statements, except as required by applicable laws.
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Patient No. 1 and the Cancer Trial that Just 

Might Change Everything
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• Phase I oncology trials initiated in late 2016

• $40MM+ invested (Series A and ongoing Series B)

• $6MM+ in non-dilutive grants (SBIR, KY and others)

• Phase II Bridge Award (Harold Varmus, MD – NCI Director )

• Tibbett’s Award

• Orphan Drug Status (GBM); others planned 

• Planning Phase I pediatric trial in 2019

• Rare Disease Voucher

• Planning Phase II GBM in 2019

Overview of Bexion Pharmaceuticals
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Why Are We In Covington?

• Technology originated at Cincinnati Children’s Hospital

• SBIR/STTR Matching Funds Program

• $1.1MM match to NCI funds of $5MM funding

• Kentucky Enterprise Fund

• $400,000 in 2009

• $350,000 in 2018

• Reasonable cost of living

• We built our own life sciences incubator

• Access to talent, but must grow

• Access to capital, but must grow
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• 17 Patients (age 24-67)

• Median 7 (range 2-12) prior systemic therapies 

• Completed median 2 (of up to 6 planned) cycles (2 cycles= 8 weeks)

• No DLTs

• No treatment-related serious adverse events (SAEs)

• Most common treatment-related moderate AEs were transient fatigue

• Three (3) patients are still on trial

Phase 1a Dose-Escalation Trial Summary
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Best response in 7 Pt completing to day 113 was 1 PR (appendiceal 

carcinoma) at 2.4 mg/kg, and 6 SD (1 HGG)

Pt at 0.7 mg/kg had stable disease >24+ months, and 6 had improved day 113 
RANO/RECIST)



Axial CT in 62-yr old female with locally advanced mucinous adenocarcinoma of the appendix showing partial response 
after approximately 6 months of BXQ-350 2.4 mg/kg i.v. treatment, indicated by reduced hyperintense tumor margins 
apparent in CT imaging with biopsy confirmation. Partial Response was observed via improved RECIST score at Day 113, 
including changes in measurable lesions at the vaginal apex, anterior aspect of the small bowel loop, and lateral segment 
of the hepatic lobe.

Red Arrows indicate the 
initial target lesion that 
decreased in size while 
on study (Scan in Sept, 
2018 shows continued 
reduction of lesion)

Case Data:  Adenocarcinoma of the Appendix
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Case Data:  Glioblastoma (GBM)
Axial T1-post contrast (Ax SE T1 POST FC) 1.5T MRI of the brain of a 64-yr old male patient with glioblastoma (GBM) 
treated with BXQ-350 i.v. 0.7 mg/kg in Phase 1a. GBM was first diagnosed in 2013 and previously treated with surgery, 
chemotherapy and radiation. The patient remained on study for approximately 1 year with stable disease, as assessed by 
RANO score, and completed all six cycles of part 1a of the study before being moved to the subsequent 2.4 mg/kg dose 
for subsequent cycles in Part 1b. Measurable lesion reduction over time is apparent in the anterior corpus callosum and 
frontal lobe, with those bordering the ventricle.

Red Arrows indicate the 
initial target lesion that 
decreased in size while on 
study

Blue Arrows indicate new 
area of enhancement 
(resection in May, 2018 
revealed very few tumor 
cells)
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Pipeline

Drug Indication Preclinical I II III

BXQ-350 GBM+Solid Tumors

BXQ-350 GBM

BXQ-350 Pediatric/GBM+Solid Tumors

BXQ-350 Rare tumors

BXQ-350 GI tumors

BXQ-400 Lysosomal Storage Diseases

Undisclosed CNS

Undisclosed CNS

2019

2019

Applications in Cancer and other therapeutic areas:

• Orphan and Rare Tumors

• Lysosomal storage disease

• CNS diseases

SapC has receptor-mediated activities beyond its catalytic properties

Clinical evidence led opportunity

Opportunity for significant improvement of ERT
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First-in-class for disease modification


