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FORWARD-LOOKING STATEMENTS
This presentation contains “forward-looking” statements within the
meaning of applicable securities laws, including the Private Securities
Litigation Reform Act of 1995. Forward-looking statements may be
identified by words such as “at this time,” “anticipate,” “believe,”
“expect,” “on track,” “plan,” “scheduled,” and “will,” or the negative
of these and similar expressions.

These forward-looking statements, which are based on our
management’s current expectations and assumptions and on
information currently available to management, include statements
about our research and development projects and priorities, our pre-
clinical project development efforts, the timing and progress of clinical
trials (including with respect to patient enrollment and follow-up), the
timing of our presentation of data, the adequacy of our supply of
clinical vials, the timing of completion of construction of our Raleigh,
North Carolina manufacturing facility, and operational capabilities at
our manufacturing facilities, and the sufficiency of cash to fund
operations.

These forward-looking statements are made in light of information
currently available to us and are subject to numerous risks and
uncertainties, including with respect to the numerous risks associated
with biopharmaceutical product candidate development as well as the
duration and severity of the COVID-19 pandemic and governmental
and regulatory measures implemented in response to the evolving
situation.

With respect to our cash runway, our operating plans, including
product development plans, may change as a result of various factors,
including factors currently unknown to us. Furthermore, many other
important factors, including those described in our Annual Report on
Form 20-F and the financial report (including the management report)
for the year ended December 31, 2021 and subsequent filings Cellectis
makes with the Securities Exchange Commission from time to time, as
well as other known and unknown risks and uncertainties may
adversely affect such forward-looking statements and cause our actual
results, performance or achievements to be materially different from
those expressed or implied by the forward-looking statements. Except
as required by law, we assume no obligation to update these forward-
looking statements publicly, or to update the reasons why actual
results could differ materially from those anticipated in the forward-
looking statements, even if new information becomes available in the
future.

This presentation contains Cellectis’ proprietary information, which
cannot be copied, distributed or used without Cellectis’ prior written
consent.
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• Sickle Cell Disease (SCD) is caused by an A-T 
point mutation leading to an E6V substitution 
resulting in the β-globin (βS) defective 
polypeptide (sickle hemoglobin)

• Vascular occlusion, multiorgan damage and 
anemia

• Allogenic hematopoietic stem cell (HSC) 
transplantation is the only curative option 

P3HSC transplant is unavailable to most SCD patients, ex-vivo gene therapy can provide a 
curative treatment for SCD



TALEN® mediated gene correction strategy at HBB locus
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TALEN® gene editing at HBB locus in mobilized healthy donors’ HSPCs
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TALEN® efficiently edits HBB without affecting HSPCs viability, purity and clonogenic potential



collateral effect

TALEN® gene editing in SCD patients’ HSPCs
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TALEN® gene editing leads to high level HBB gene correction and mitigates collateral effects
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TALEN® mediated HBB gene correction using viral or non-viral DNA delivery 
efficiently rescues hemoglobin defect in RBCs
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TALEN® gene editing enables high HSC long-term engraftment when coupled to 
non-viral DNA delivery
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TALEN® gene editing coupled to non-viral DNA delivery enables maintenance of high 
levels of HBB gene correction in long-term HSCs 

5.5-fold
1.4-fold

Single Cell RNAseq
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Single-cell RNAseq analysis of TALEN® edited HSPCs injected in vivo
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Conclusions
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