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CMT Research Foundation Invests in XtRNA
Bio to Develop Gene Therapy for CMT2D

ATLANTA, GA, UNITED STATES, June 24, 2025 /EINPresswire.com/ -- CMT Research Foundation has
invested in a research project with XtRNA Bio aimed to develop a new viral gene therapy for
Charcot-Marie-Tooth disease type 2D.

CMT2D is caused by mutations in the GARS1 gene, which encodes glycyl-tRNA synthetase — an
enzyme that plays a crucial role in protein production by attaching amino acids to their
corresponding carrier molecules, called tRNAs. In CMT2D, the faulty version of the GARS1 protein
holds onto tRNA too tightly, preventing it from functioning properly. This disrupts protein
production and stresses the cells, which has been shown to contribute to nerve degeneration
and peripheral neuropathy.

Research out of Dr. Erik Storkebaum'’s lab demonstrated that increasing tRNA levels corrected
disease symptoms in two different animal models of CMT2D. XtRNA Bio is building on these
findings to develop a new gene therapy for CMT2D. Their approach delivers genetic instructions
that help the body produce more tRNA, with the goal of restoring healthy nerve function.

In the CMTRF-funded project, XtRNA Bio aims to identify the optimized components of the tRNA
elevation gene therapy and then test the optimized therapy for its ability to correct disease
phenotypes in CMT2D animal models.

“The support from CMTRF allows us to rapidly advance a new genetic approach for treating
CMT2D,” said Dr. Ljudmila Katchan, CEO of XtRNA Bio. “We're working to turn a clear disease
mechanism into a first-in-class therapy that addresses the root cause.”

Results from this study will provide XtRNA Bio with the data needed to help move their drug
program toward clinical trials.

This treatment approach could also have broader applications for other types of CMT caused by
mutations in tRNA synthetases.

“This investment reflects our commitment to advancing innovative, high-potential science that
directly addresses the root causes of CMT,” said Laura M. MacNeill, CMTRF's CEO. “XtRNA Bio's
approach builds on solid scientific groundwork and offers a promising strategy not only for

treating CMT2D but potentially other forms of the disease as well. We're proud to support this


http://www.einpresswire.com

important step toward a therapy that could change lives of CMT patients.”

XtRNA Bio is a spin-off company from the lab of Dr. Erik Storkebaum, who remains a key
member of their research team.

About the CMT Research Foundation: The CMT Research Foundation is a patient-led, non-profit
organization dedicated exclusively to funding research that will lead to treatments and a cure for
Charcot-Marie-Tooth disease. By focusing on high-impact, results-driven research, CMTRF
partners with leading scientists, biotech companies and investors to bring promising therapies to
clinical trials faster. For more information, visit www.cmtrf.org.

About XtRNA Bio: XtRNA Bio is developing a new class of RNA therapeutics based on transfer
RNA (tRNA) to treat genetic diseases caused by translation defects. The company’s lead program
targets CMT2D, a rare neuromuscular disorder caused by mutations in the glycyl-tRNA
synthetase gene. By harnessing tRNA biology as a novel therapeutic modality, XtRNA aims to
restore functional protein synthesis in diseases with clear genetic drivers.
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This press release can be viewed online at: https://www.einpresswire.com/article/825155060
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