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GenSpera, Inc. is developing a novel technology platform that combines a powerful, plant-derived cytotoxin (thapsigargin)
with a patented prodrug delivery system that targets the release of drugs within solid tumors without the side effects of
chemotherapeutic agents. Mipsagargin, GenSpera’s lead drug candidate, has demonstrated positive data in a Phase 2
clinical trial in patients with hepatocellular carcinoma (liver cancer) and has been granted Orphan Drug designation by the
U.S. Food and Drug Administration (FDA) in this indication. Mipsagargin is being evaluated in a Phase 2 clinical trial for
glioblastoma multiforme (brain cancer) and has demonstrated highly encouraging interim data in this ongoing trial.

Clinical-stage, plant-based prodrug for solid tumors

• Novel prodrug approach combines a naturally occurring 
toxin with a peptide delivery system that becomes active 
only at tumor sites, directing toxin to the tumor and 
reducing side effects

• Large market opportunities with applicability for 
mipsagargin in multiple cancers and potential for 
combination with immunotherapy

• Efficacy demonstrated in mid-stage clinical trials in two 
orphan indications, with a positive Phase 2 proof-of-
concept trial in liver cancer and highly encouraging data 
from an ongoing Phase 2 brain cancer trial

INVESTMENT HIGHLIGHTS

• Strong IP with mechanism of action protected by a 
robust, global patent estate including exclusive 
license to technology developed at Johns Hopkins 
University

• Exclusive rights with world-class partners for 
commercial-scale thapsigargin production and raw 
material supply

• Leadership with history of success in oncology drug 
discovery and development

1. Blood vessels feed living tumor
2. Benign drug circulates in bloodstream 
3. Prostate-specific membrane antigen 

(PSMA) enzyme within tumor blood 
vessels activates drug

4. Activated drug kills blood vessels and 
tumor cells

5. Leads to tumor death

 Potential for complete tumor kill
 Fewer side effects

UNIQUE MECHANISM OF ACTION LARGE MARKET OPPORTUNITIES

Mipsagargin

Hepatocellular 
Carcinoma 

(HCC or liver cancer)
- $1.4B market by 20191

Glioblastoma Multiforme
(GBM or brain cancer)

- $900M market by 20222

Prostate Cancer
- $8.6B market by 20223

Renal Cell Carcinoma
(kidney cancer)

- $4.5B market by 20204Other 
Solid Tumor

Types
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PHASE 2 STUDY IN LIVER CANCER

The information contained herein was obtained from the management GenSpera, Inc. and

other sources LHA believes to be reliable. LHA is engaged by GenSpera as its investor

relations firm. This document contains forward-looking statements which are based upon

management's current expectations, assumptions, estimates, projections and beliefs.

Statements in this document, which are not a plain recitation of fact should be considered

forward-looking statements. This document shall not constitute an offer to sell, or the

solicitation of an offer, to buy or sell securities. Risks relating to GenSpera and its products,

including risks that could cause results to differ materially from those projected in the

forward-looking statements in this press release, are detailed in GenSpera's latest Form 10-K

and Form 10-Q filings with the Securities and Exchange Commission, especially under the

heading "Risk Factors." The forward-looking statements in this document speak only as of

this date, and GenSpera disclaims any intent or obligation to revise or update publicly any

forward-looking statement except as required by law. March 2016

Phase 2 STUDY IN BRAIN CANCER PHASE 2 STUDY IN BRAIN CANCER

• Study completed in January 2015 in 25 patients who 
progressed while on sorafenib 

• Data suggest clinical activity

• Median time to progression of 4.5 months vs. 2.1 
months historical control (primary endpoint)

• 63% of subjects experienced disease stabilization at 
2 months

• Prolonged disease stabilization (>5 months) in 24% 
of subjects

• Demonstrated decreased blood flow in liver tumors as 
measured by DCE-MRI

• Manageable side effect profile, including fatigue, 
nausea, rash, reversible creatinine increase;  no 
apparent bone marrow effect

Pharmacodynamic Proof-of-Principal via DCE-MRI

• HCC patient with gastrohepatic metastatic lymph node 
involvement (gold arrows)

• Increased hypoenhancement after mipsagargin 
treatment (right image) suggests response

Baseline Five Weeks

• Two-stage, single-arm, open-label, investigator-
sponsored trial initiated in 3Q14

• Stage 1 completed with encouraging interim data
• 3 of 11 evaluable patients with clinical benefit

• Stable disease for at least 2 months (2 stable 
disease, 1 partial response); reduction in tumor 
volume

• 1 patient with stable disease at 9 months (ongoing); 
met primary endpoint of 6-month progression-free 
survival

• No dose-limiting toxicities have occurred; preliminary 
evidence suggests mipsagargin is well tolerated and 
may induce disease stabilization or treatment 
response 

• All 3 responders have ≥2+ PSMA staining
• Side-effect profile similar to Phase 2 liver cancer study

• Stage 2 underway; expanded to up to 34 patients with 
19 patients treated to date

Pre-treatment 8 months

Patient 7
FLAIR-MRI
Partial Response

Patient 12
T1-MRI
Stable Disease

Pre-treatment 2 months

In June 2015, the FDA Office of Orphan Products 
Development issued a $1.6 million RO-1 grant to 

principal investigator Santosh Kesari, M.D., Ph.D. to 
support GenSpera’s Phase 2 glioblastoma study.
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