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Forward-Looking Statements

This presentation contains forward-looking statements within the meaning of the Private Securities Litigation Reform Act of 

1995, as amended. These statements may be identified by the words “may,” “will,” “could,” “would,” “should,” “expect,” “plan,” 

“anticipate,” “intend,” “believe,” “estimate,” “predict,” “project,” “potential,” “continue,” “target,” or other similar terms or 

expressions that concern X4's expectations, strategy, plans, or intentions. Forward-looking statements include, without limitation, 

statements regarding the clinical development and therapeutic potential of mavorixafor for the treatment of WHIM syndrome, 

Waldenström’s macroglobulinemia, congenital neutropenia and other neutropenias and other primary immunodeficiencies, and 

of X4’s other product candidates; X4’s possible exploration of additional opportunities for mavorixafor; and the expected 

availability, content and timing of clinical data from X4’s ongoing clinical trials of mavorixafor;.

Any forward-looking statements in this presentation are based on management's current expectations and beliefs. Actual events 

or results may differ materially from those expressed or implied by any forward-looking statements contained herein, including, 

without limitation, uncertainties inherent in the initiation and completion of preclinical studies and clinical trials and clinical 

development; the risk that trials and studies may be delayed, including, but not limited to, as a result of the effects of the ongoing 

COVID-19 pandemic or delayed patient enrollment, and may not have satisfactory outcomes; the risk that the outcomes of 

preclinical studies or earlier clinical trials will not be predictive of later clinical trial results; the risk that initial or interim results 

from a clinical trial may not be predictive of the final results of the trial or the results of future trials; the potential adverse effects 

arising from the testing or use of mavorixafor or other product candidates; risks related to X4’s ability to raise additional capital; 

risks related to the substantial doubt about X4’s ability to continue as a going concern; and other risks and uncertainties, 

including those described in the section entitled “Risk Factors” in X4’s Quarterly Report on Form 10-Q filed with the Securities

and Exchange Commission (SEC) on November 4, 2021, and in other filings X4 makes with the SEC from time to time. X4 

undertakes no obligation to update the information contained in this presentation to reflect new events or circumstances, except

as required by law.
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Waldenström’s Phase 1b Trial: Generating PoC in Patients with CXCR4MUT

Inclusion: Patients with MYD88 + CXCR4 mutations who are naïve to ibrutinib 

Design: Multi-national Phase 1b trial of mavorixafor in combination with ibrutinib (n=12 to 18)  

• Intrapatient dose-escalation: cycles of 200 mg, 400 mg, and 600 mg QD

• 3 cohorts supporting dose selection of mavorixafor:

• Cohorts A & B: minimum of 6 patients enrolled in each

• Cohort C (expansion): potential for additional 6 patients dosed up to 600 mg

• Endpoints

• Safety, PK/PD

• Assessments of serum IgM levels, hemoglobin, and clinical response

• Strategic collaboration with Leukemia & Lymphoma Society (LLS)

• Selected for LLS’ Therapy Acceleration Program
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ASH 2021: Data Support Mavorixafor Proof-of-Concept in Waldenström’s 

Particularly in Refractory Patient Population
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Response Rate: X4 ASH Data vs. Benchmarks of Ibrutunib Monotherapy 

After 6-Months of Treatment in R/R Patients with CXCR4 Mutations

1.  Treon S et al. NEJM, 2015. – Figure S1(A and B) at Cycle 6 ; Note: VGPR Data are not provided; no benchmark available. 
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Additional Patient-Level Data from X4’s Trial

Clinical Responses in Individual R/R Patients (N=7) 

(based on Best IgM Response)

Major response (PR/VGPR*)

* VGPR

Minor Response

IgM reduction >50%

• Major Responses achieved after 

median 52 weeks on treatment

• Additional patients treated for 

median 30 weeks; all remain on 

treatment

• Highest dose (600 mg QD) is 

being evaluated

• Ibrutinib monotherapy benchmark 

= 38% major response at 6 

months1
• Shorter time on treatment 

(median = 30 weeks)

Major Response IgM Threshold

52 weeks – Major Response 

(median time on treatment)
1. Treon S et al. NEJM, 2015



7

Patient with Grade 5 Fatality: 81 yo with relapsing disease 

• Prior to study, patient required plasmapheresis and red 

blood cell transfusion

• Rapidly rising IgM/cancer progression required 

plasmapheresis, which removes antibody and other blood 

components, making it harder to fight infections

• Patient entered the study with history of recurrent 

respiratory infections including lung infections

• Resulted in prior discontinuation of rituximab

• Patient was on treatment for less than 4 weeks and at the 

lowest dose of Mavorixafor and highest dose of ibrutinib.

• Median time of treatment for other patients was 39 weeks; 

most at twice the dose (400 mg QD) – no sepsis identified 

Patient with Cryptococcal Infection: 71 yo

• Crypto-positive lung lesion identified before 

treatment 
• Demonstrating pre-existing infection 

• Patient was treated for crypto and restarted 

study medications

• Patient remains on-study at lower dose

Patient Specific Information Related to Reported Safety in WM Phase 1b Trial

No Impact to Mavorixafor Ongoing Trials

• FDA has reviewed all data including fatality; no changes recommended to any ongoing trial 

• Independent Data Monitoring Committee reviewed all WM safety; no changes, dose-escalation supported

• >200 patients dosed with mavorixafor; no evidence of sepsis or cryptococcal infections

• WHIM Phase 2 study demonstrates a >60% reduction in infections while on treatment

Known Safety Issues w/ Ibrutinib

• Serious infections are a risk of ibrutinib 

• >50 cases of crypto reported (via FDA 

database)

• Aspen WMs trial: 3% (3/98) had sepsis on 

ibrutinib; 2/3 were fatal
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