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Item 8.01    Other Events

On September 5, 2023, X4 Pharmaceuticals, Inc. (the “Company”) issued a press release announcing the submission of its New Drug
Application to the U.S. Food and Drug Administration for its product candidate mavorixafor, as an once-daily, oral treatment for individuals
aged 12 and older with WHIM (Warts, Hypogammaglobulinemia, Infections, and Myelokathexis) syndrome. A copy of the press release is
filed as Exhibit 99.1 to this Current Report on Form 8-K and incorporated herein by reference.

Item 9.01 Financial Statements and Exhibits.
Exhibit No. Description
99.1 Press Release, dated September 5, 2023.
104 Cover Page Interactive Data File (embedded within the Inline XBRL document).
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Exhibit 99.1

X4 Pharmaceu�cals Announces Submission of New Drug Applica�on (NDA) to U.S. FDA for Mavorixafor in
WHIM Syndrome

Submission supported by posi�ve results from global, pivotal 4WHIM Phase 3 clinical trial

BOSTON, September 5, 2023 – X4 Pharmaceu�cals (Nasdaq: XFOR), a company driven to improve the lives of people with rare
diseases of the immune system, today announced the submission of a New Drug Applica�on (NDA) to the United States Food
and Drug Administra�on (FDA) for the approval of once-daily, oral mavorixafor to treat individuals aged 12 and older with WHIM
(Warts, Hypogammaglobulinemia, Infec�ons, and Myelokathexis) syndrome, a rare, primary immunodeficiency.

“The submission of our first NDA is a significant milestone in X4's journey to transform the care of those living with rare
immunodeficiencies,” said Paula Ragan, Ph.D., President and Chief Execu�ve Officer of X4 Pharmaceu�cals. “We’re excited that
this submission moves us one step closer to introducing what could be the first approved product in the U.S. for those with
WHIM syndrome. We also con�nue to advance our clinical program evalua�ng mavorixafor in people with chronic neutropenic
disorders.”

The FDA takes 60 days to determine whether an NDA is sufficiently complete prior to accep�ng it for filing. X4 has requested
priority review for the applica�on which, if granted, would provide a target FDA review period of six months from the
applica�on acceptance for filing date.

The NDA submission is supported by the results of the global, pivotal, 4WHIM Phase 3 clinical trial of once-daily, oral
mavorixafor in individuals with WHIM syndrome. The 4WHIM trial met its primary endpoint and key secondary endpoint and
was generally well tolerated in the trial, with no treatment-related serious adverse events reported and no discon�nua�ons for
safety events. The 4WHIM data also revealed that mavorixafor treatment resulted in reduc�ons in the rate, severity, and
dura�on of infec�ons in trial par�cipants versus placebo. These and addi�onal 4WHIM Phase 3 data were published in oral
presenta�ons at the annual mee�ngs of both the Clinical Immunology Society (CIS) and European Hematology Associa�on
(EHA).

About Mavorixafor and WHIM Syndrome
WHIM syndrome is a rare, inherited, combined immunodeficiency disease caused by reduced mobiliza�on and trafficking of
white blood cells from the bone marrow due to over-signaling of the CXCR4/CXCL12 pathway. WHIM syndrome is named for its
four common clinical findings: Warts, Hypogammaglobulinemia, Infec�ons, and Myelokathexis, although not all pa�ents
experience all symptoms, and not all symptoms are required for a diagnosis. People with WHIM syndrome characteris�cally
have very low blood levels of neutrophils (neutropenia) and lymphocytes (lymphopenia), and as a result, experience frequent,
recurrent infec�ons with a high risk of lung disease, refractory warts from underlying human papillomavirus (HPV) infec�on,
limited an�body produc�on due to low levels of immunoglobulin, and an increased risk of developing certain types of cancer.



Mavorixafor is an inves�ga�onal small-molecule antagonist of CXCR4 being developed as a once-daily oral therapy for WHIM
syndrome. For the WHIM syndrome indica�on, mavorixafor has been granted Breakthrough Therapy Designa�on, Fast Track
Designa�on, and Rare Pediatric Designa�on in the U.S., and Orphan Drug Status in both the U.S. and European Union.

About the 4WHIM Phase 3 Clinical Trial
The 4WHIM Phase 3 clinical trial was a global, randomized, double-blind, placebo-controlled, mul�center study designed to
evaluate the efficacy and safety of oral, once-daily mavorixafor in people with gene�cally confirmed WHIM syndrome. The trial
enrolled 31 par�cipants aged 12 and older who received either mavorixafor (n=14) or placebo (n=17) orally once daily for 52
weeks. An open-label extension phase of the clinical trial is ongoing (NCT03995108).

About X4 Pharmaceu�cals
X4 Pharmaceu�cals is a late-stage clinical biopharmaceu�cal company driven to improve the lives of people with rare diseases
of the immune system. Our lead clinical candidate is mavorixafor, a small molecule antagonist of chemokine receptor CXCR4
that is being developed as an oral, once-daily therapy across a variety of immunodeficiencies, including WHIM (Warts,
Hypogammaglobulinemia, Infec�ons, and Myelokathexis) syndrome and certain chronic neutropenic disorders. Following
successful comple�on of a global, pivotal, Phase 3 clinical trial, we are seeking U.S. approval of oral, once-daily mavorixafor for
the treatment of people aged 12 years and older with WHIM syndrome. We are also currently planning a Phase 3 clinical
program evalua�ng mavorixafor in certain chronic neutropenic disorders. We con�nue to leverage our insights into CXCR4 and
immune system biology at our corporate headquarters in Boston, Massachuse�s and at our research center of excellence in
Vienna, Austria. For more informa�on, please visit our website at www.x4pharma.com.

Forward-Looking Statements
This press release contains forward-looking statements within the meaning of applicable securi�es laws, including the Private
Securi�es Li�ga�on Reform Act of 1995, as amended. These statements may be iden�fied by the words “may,” “will,” “could,”
“would,” “should,” “expect,” “plan,” “an�cipate,” “intend,” “believe,” “es�mate,” “predict,” “project,” “poten�al,” “con�nue,”
“target,” or other similar terms or expressions that concern X4's expecta�ons, strategy, plans, or inten�ons. Forward-looking
statements include, without limita�on, statements regarding the FDA’s review of the NDA for mavorixafor in WHIM syndrome, if
accepted, and commercial launch of mavorixafor, if approved. Any forward-looking statements in this press release are based on
management's current expecta�ons and beliefs. Actual events or results may differ materially from those expressed or implied
by any forward-looking statements contained herein, including, without limita�on, the risk that the FDA does not accept the
NDA submission for mavorixafor for the treatment of WHIM syndrome; the risk that such NDA is not approved by the FDA or
such approval is delayed; the risk that commercial launch of mavorixafor in WHIM syndrome, if approved, is delayed; the risk
that the poten�al market performance for mavorixafor, if approved, may differ materially from projec�ons; and other risks and
uncertain�es, including those described in the sec�on en�tled “Risk Factors” in X4’s Quarterly Report on Form 10-Q filed with
the Securi�es and Exchange Commission (SEC) on May 4, 2023, and in other filings X4 makes with the SEC from �me to �me. X4
undertakes no obliga�on to update the informa�on contained in this press release to reflect new events or circumstances,
except as required by law.
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