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NeuBase Announces Positive Preclinical
Data Supporting the Capabilities of Stealth
Editors™

Data show that Stealth Editors™ achieve ex vivo gene editing using simple synthetic
reagents to harness the cell's own high-fidelity editing machinery
Data show that Stealth Editors™ do not elicit a cell-based immunity and promise a non-
immunogenic in vivo solution 
Data show that Stealth Editors™ can be encapsulated via established lipid
nanoparticle technologies promising a non-immunogenic delivery solution and a de-
risked pathway to address therapeutic targets in the liver
Data featured in an oral presentation at the American Society of Gene & Cell Therapy
(“ASGCT”) 2023 Annual Meeting 
Company to present additional data showcasing gene editing capabilities of Stealth
Editors™ throughout remainder of 2023, including initial non-human primate and
mouse data
Conference call and webcast scheduled for Monday, May 22, 2023, at 8:30 am ET

PITTSBURGH, May 22, 2023 (GLOBE NEWSWIRE) -- NeuBase Therapeutics, Inc.
(Nasdaq: NBSE) (“NeuBase” or the “Company”), a biotechnology company developing
Stealth Editors™ to perform in vivo gene editing without triggering the immune system,
today announced a broad set of preclinical safety and efficiency data for its Stealth Editors
development program that demonstrate the ability to achieve gene editing with a non-
immunogenic system.

These preclinical data were featured in an oral presentation by Dr. Dani Stoltzfus, Vice
President of Research at NeuBase, titled, “Nuclease-Free Gene Editing with Peptide Nucleic
Acids: A New Class of In Vivo Gene Editors,” at the ASGCT 2023 Annual Meeting.

“We are excited to announce preclinical data from our Stealth Editors development program
that were presented during the ASGCT 2023 Annual Meeting. These data support our novel
in vivo gene editing approach that allows us to tag a locus in the genome that harbors a
mutation with a simple synthetic compound and recruit the cell’s own machinery to repair the
mutation. This high-fidelity non-immunogenic approach is expected to offer advantages
compared to modified bacterial CRISPR/Cas enzymes for in vivo gene editing applications
from a safety and durability of effect perspective,” stated Dietrich A. Stephan, Ph.D.,
Founder and Chief Executive Officer of NeuBase. “We continue to rapidly advance the
development of our Stealth Editors platform, which we believe has the potential to generate
best-in-class, next-generation therapies capable of addressing diverse types of high-value
genetic mutations. Throughout the remainder of 2023, we expect to announce additional
preclinical data from several ongoing and planned studies in non-human primates and mice.”

“Taken together, these data indicate that our novel synthetic gene editing technology is
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promising and can be encapsulated into delivery technologies that have delivered payloads
to patients in the marketplace with known performance characteristics, enabling us to have a
risk-off stance to delivery. Furthermore, the data presented at the ASGCT 2023 Annual
Meeting illustrates that we can edit genes, the non-immunogenic nature of our editing
system, and the exquisite fidelity of human DNA repair enzymes, all of which are the
essential ingredients for a winning in vivo editing solution,” concluded Dr. Stephan.

Overview of Preclinical Studies and Results Presented at ASGCT 2023 Annual
Meeting:

Ex vivo editing with Stealth Editors - The Company investigated the capabilities of a
new editing system to effectively edit human cells ex vivo. The editing system is
comprised of two synthetic reagents: a modified peptide nucleic acid and an
oligonucleotide donor molecule. Human cells were modified to contain a fluorometric
reporter system that allows rapid and real-time colorimetric readout of correction of a
frameshift mutation in the genome. The result of the studies showed a dose-dependent
increase in correction of the gene mutation based on expression of the newly
functional fluorescent protein compared with various controls, highlighting a titratable
increase in efficiency with which the Stealth Editors can engage the genome to
harness the cell's own machinery to correct the mutation. The Company has made
strides toward increasing editing efficiency over the past months and believes
efficiency will continue to increase with technical improvements. This ex vivo
fluorometric system is rapidly modifiable to include any gene editing target of interest
and allow rapid screening against diverse targets to identify hits, supporting both the
Company's emerging in-house pipeline of therapeutic programs, which the Company
plans to announce later this year, as well as potential research partnerships.

Proven Non-Immunogenic profile in human peripheral blood mononuclear cells
(“PBMCs”) - The Company demonstrated the stealth nature of its editing solution with
PBMCs from multiple donors treated with either known immunostimulants or Stealth
Editors packaged inside a lipid nanoparticle. The results of this study show PBMCs
treated with a Stealth Editor did not impact cell viability. In addition, there was no
cellular immune response for the Stealth Editor-treated cells compared with the control
(PBS) across the five cytokines measured, in direct juxtaposition to the positive
controls, which elicited a strong cytokine response. The conclusion from these data is
that Stealth Editors do not elicit innate immune responses in the encapsulated format
in which they would be administered systemically, and the Company believes this is
likely to be an important differentiator of its technology when transitioned to in vivo
gene editing. 

Delivered via Non-Immunogenic Delivery Technology – Using clinically-validated
technology, the Company has generated Stealth Editor lipid nanoparticles (LNP) where
the hydrodynamic diameter is approximately 70 nm, and the polydispersity index is
<0.1. Furthermore, the Company’s drug product has a physiologically acceptable pH of
7.3 and an osmolality in the range of 300. These data demonstrate that NeuBase has
overcome the challenge of how to encapsulate Stealth Editors and sets the stage to
move this program into in vivo studies.

Myotonic Dystrophy Type 1 (DM1) Program Data at ASGCT 2023 Annual Meeting



In addition, during the ASGCT 2023 Annual Meeting, the Company presented data from its
Myotonic Dystrophy Type 1 (DM1) program in an oral presentation titled, “Toxicology,
Pharmacokinetics and Biodistribution of a PATrOL™-Enabled Investigational Genetic
Therapy for Myotonic Dystrophy, Type 1.” The slide presentations for the Stealth Editors™
and DM1 data updates at the ASGCT 2023 Annual Meeting will be made available on the
Publications and Presentations section of the NeuBase website (click here).

Conference Call and Webcast

The Company’s management team will host a conference call and webcast with investors
and analysts to discuss the data presented at the ASGCT 2023 Annual Meeting on Monday,
May 22, 2023, at 8:30 am ET. The live call may be accessed by dialing (877) 407-9208 for
domestic callers and (201) 493-6784 for international callers and entering the conference ID:
13738958. The live webcast presentation with accompanying slides will be accessible here
and on the Investor Relations Calendar page of the Company’s website at
https://ir.neubasetherapeutics.com/news-events/ir-calendar. Following the completion of the
event, a replay will be available on the Company’s website.

About NeuBase Therapeutics

NeuBase is a pre-clinical stage biopharmaceutical company leveraging its peptide-nucleic
acid technology to accelerate the genome editing revolution. NeuBase's Stealth Editing™
technology is a new type of gene editing designed to avoid being identified by the immune
system and provide pronounced effects that are safe, delivered with non-viral technologies,
and broadly applicable across different mutation types and industries. This in vivo gene
editing system seeks to address disease at the base level by recruiting the body’s own
editing machinery to correct mutations that cause disease. The Company projects that its
technology can potentially address up to ~90% of all known human mutations, including
insertions, deletions, transitions, and transversions with a simple non-immunogenic solution.
To learn more, visit www.neubasetherapeutics.com.

Use of Forward-Looking Statements

This press release contains “forward-looking statements” within the meaning of the Private
Securities Litigation Reform Act. These forward-looking statements are distinguished by the
use of words such as “will,” “would,” “anticipate,” “expect,” “believe,” “designed,” “plan,”
“project,” or “intend,” the negative of these terms, and similar references to future periods.
These forward-looking statements include, among others, those related to the potential and
prospects of the Company’s proprietary PATrOL™ platform or Stealth Editing™ technology
and the Company’s statements regarding potential collaborations. These views involve risks
and uncertainties that are difficult to predict and, accordingly, our actual results may differ
materially from the results discussed in our forward-looking statements. Our forward-looking
statements contained herein speak only as of the date of this press release. Factors or
events that we cannot predict, including those risk factors contained in our filings with the
U.S. Securities and Exchange Commission (the “SEC”), may cause our actual results to
differ from those expressed in forward-looking statements. The Company may not actually
achieve the plans, carry out the intentions or meet the expectations or projections disclosed
in the forward-looking statements, and you should not place undue reliance on these
forward-looking statements. Because such statements deal with future events and are
based on the Company's current expectations, they are subject to various risks and
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uncertainties, and actual results, performance or achievements of the Company could differ
materially from those described in or implied by the statements in this press release,
including: the Company’s plans to research, develop and commercialize any product
candidates; the timing of initiation of any clinical trials; the risk that prior data will not be
replicated in future studies; the timing of any investigational new drug application or new
drug application; the clinical utility, potential benefits and market acceptance of any product
candidates; the Company's commercialization, marketing and manufacturing capabilities
and strategy; global health conditions, including the impact of COVID-19; the Company's
ability to protect its intellectual property position; and the requirement for additional capital to
continue to advance these product candidates, which may not be available on favorable
terms or at all, as well as those risk factors contained in our filings with the SEC. Except as
otherwise required by law, the Company disclaims any intention or obligation to update or
revise any forward-looking statements, which speak only as of the date hereof, whether as a
result of new information, future events or circumstances or otherwise.
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