Bio-Path Holdings Announces Interim Data from Phase 2 Clinical Trial of
Prexigebersen in Combination with Low Dose Cytarabine (LDAC) for the
Treatment of Acute Myeloid Leukemia (AML)
Prexigebersen plus LDAC was well-tolerated and showed early anti-leukemic activity in nearly
50% of evaluable AML patients treated to date
Planned protocol amendments may provide for potential approvals in the U.S. and Europe of
two prexigerbesen combination treatments
HOUSTON—April 3, 2018 – Bio-Path Holdings, Inc., (NASDAQ: BPTH), a biotechnology
company leveraging its proprietary DNAbilize® antisense RNAi nanoparticle technology to
develop a portfolio of targeted nucleic acid cancer drugs, today announces that interim data
from its Phase 2 study of prexigebersen in combination with low-dose cytarabine (LDAC)
(BP1001-201) for the treatment of acute myeloid leukemia (AML) has demonstrated that
the combination therapy continues to be well-tolerated and has shown early anti-leukemic
activity in nearly 50% of evaluable AML patients including four patients with complete
remission and four with stable disease to date in this study.
The open-label Phase 2 study is evaluating the efficacy and safety of prexigebersen in
conjunction with LDAC, a therapeutic regimen well established in treatment of AML
patients who cannot or elect not to be treated with more intensive chemotherapy. The
primary objective of the study is to determine whether the combination of prexigebersen
and LDAC provides greater efficacy than what would be expected with LDAC alone in this
de novo patient population. The study had a pre-determined decision point at 19
evaluable patients in which the study would be terminated if less than 5 patients
responded and the study would be expanded to 54 patients if five or more patients
responded.

The interim analysis was performed on 17 evaluable patients instead of 19, since criteria to
move to the next steps in the study had been met. Of the 17 evaluable patients, there were
four patients who achieved complete responses, one patient who achieved a morphologic
leukemia free state, two patients who had significantly reduced bone marrow blasts and
four patients with stable disease. In total, 47% of the evaluable patients showed some form
of response, including stable disease, to the combination treatment. The average age of
patients in the study was 73.5 years old.

Based on the recommendations of the principal investigators of the study, the Company is
amending the protocol to change the dosing schedule to that used in the Phase 1b study in
relapsed and refractory AML patients in which a higher dose of prexigerbesen was
administered prior to LDAC treatment starting at day 10 versus LDAC treatment starting

on day four as was the case in the BP1001-201 study to date. In addition, the investigators
endorse the inclusion of a decitabine cohort based on relatively new and positive data with
this compound.
“We are very pleased with these encouraging interim data as they demonstrate the
potential for the combination of prexigerbesen and LDAC to effectively treat these de novo
AML patients. These early results are encouraging when you consider that the complete
response rate in elderly AML patients greater than 65 years of age on LDAC alone have
been estimated (Lin Journal of Clinical Oncology Abstract) to be only 10%1,” noted Peter H.
Nielsen, chief executive officer of Bio-Path. “We look forward to advancing the planned
protocol amendments as we expect they will provide even better results for these patients
suffering with AML. If successful, it will provide for approvals in the U.S. and Europe for
both combination therapies.”
About Bio-Path Holdings, Inc.

Bio-Path is a biotechnology company developing DNAbilize®, a novel technology that has
yielded a pipeline of RNAi nanoparticle drugs that can be administered with a simple
intravenous transfusion. Bio-Path’s lead product candidate, prexigebersen (BP1001,
targeting the Grb2 protein), is in a Phase 2 study for blood cancers and in preclinical
studies for solid tumors. This is followed by BP1002, targeting the Bcl-2 protein, which the
company anticipates entering into clinical studies where it will be evaluated in lymphoma
and solid tumors.
For more information, please visit the Company's website at
http://www.biopathholdings.com.
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