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Safe Harbor Statement

PHARMACEUTICALS

This presentation contains forwaitdoking statements within the meaning of the Private Securities Litigation Reform Act qfd98ended. The
G2NRE AaYlI &8¢ GoAftzé a02dzf RZ¢ a¢2dz RZé dakKz2dz RZ¢é¢ aBDRIIDGETEE adIBNISYWTién
02y GAydzS=z¢ ail NBSGE YR aAiYAft | Ndokng staeBeénts atheugh not BlBorwahdoki®) gt&en@ntsi 2 A RSy
contain these identifying words. Forwaloloking statements include, but are not limited to, statements regarding statemengsdey the clinical
development of mavorixafor in WHIM and the prevalence of WHIM.

These statements are subject to various risks and uncertainties, actual results could differ materially from those paopetedautions investors
not to place undue reliance on the forwaldoking statements in this presentation. These risks and uncertainties include wvithnitation, the risk
that trials and studies may be delayed and may not have satisfactory outcomes, potential adverse effects arising framdhe ese of
mavorixafor or other product candidates, the risk that costs required to develop mavorixafor or other product candidatespamid our
operations will be higher than anticipated, and the risk that mavorixafor will not be commercially viable or that WHIM lagllas prevalent as
projected. Any forwardooking statements in this presentation are based on management's current expectations and beliefs anlject to a
number of risks, uncertainties and important factors that may cause actual events or results to differ materially froeximessed or implied by
any forwardlooking statements contained in this press release, including, without limitation, the risks and uncertaintiélsedescthe section
SYyuAldt SR awAal CIFOG2NERE Ay - n Qdiledivhtthie SetliteS ghd ExohdngeNJorBnNssién) (BiaGalyJ2 RI20, 2y C2
and in other filings X4 makes with the SEC from time to time. X4 undertakes no obligation to update the information conthisguesentation
to reflect subsequently occurring events or circumstances.
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I About WHIM Syndrome Xq.

Warts ¢ can lead to HPYelated Immunodeficiency caused by geofrfunction Lnutatio,ns in
UuKS [/ -/ wn NBOSLIWUZN-aKBYil 5

cancers
compromising immune cell trafficking and the ability to
Hypogammaglobulinemia mount a healthy immune response

Infections

Myelokathexisc retention of mature Extracellular domain
neutrophils in the bone marrow

Transmembrane domain

Intracellular domain

>3.500 0 17 s

_ mutations
estimated U.S. WHIM Approvedtargeted therapies

population
Genetic test to diagnose $‘

1. Qessential Market Research 2019; IPM.ai Al research study, 2020
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LARGE UNMET NEED FOR EFFEC
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I Our Potential Solution: Mavorixafor X4..

Firstin-class CXCR4 antagonist
A Small molecule with high potency and selectivity
A Terminal halife of 22 hours
A Targets the mechanism of disease of WHIM syndrome
A Formulated as a oneeaily oral capsule

Clinical trial experiencm nearly 200 patients

Alignment on global Phase 3 trial desad regulatory path for
WHIM
A Breakthrough Therapy Designation in U.S.

Critical U.S. composition of matter patents expected to provide
' protection through 2038

Orphan Drug Status in U.S. and Europe
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Sustained efficacy and safety trends observed for up to 28.6 months

Support ongoing pivotal Phase 3 trial dosing

and endpoints, including measurement o

TATc(time above threshold for absolute SSTVRRIY .. o s coc oo s 2 oo v enmt ExTnion.
neutrophil count) as biomarker of I

clinical success

Infections and HPV-indu
= Mavariatar, a sekective allostenc mmn.nmm CXCRE receptar that targats the
aniam of disease of WHIM syndrame, b the frst oral, on
is disease. ~
1 of this Phase 7 study cemonstrated mavorixafor ta be well tolerated, with Fatients recatued escalated dosas af mavartafor 50 mg {N=2), 100 mg (N=a, 150 mg
the abiiey ta suctainabiy inereaes neutraghiland lymphosyte counts in the bloed. 0at from (=2}, 200 mg {rv=3}, 30 “T)and 4c0mg [4=3). Notall patients o
this Phase 2 stucly Informed the design of and 400 mg dase selecticn® for the cngeing Phase desa. CONCLUSIONS
3 trial af mavartafor in patients with < M syndrome (8wl Mavariafar was well tolerated with na
reatment-related serious adverse events,
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INTRODUCTION RESULTS

W, sypeanmaglebulnens, ifecions e Mislskathess (I sneteme 3 20e e ervcleg B patlents with genetically

Mecian fellcwup was 16.5 months (mean 15.4

dally treatrment in manthe, rangs: & days ta 285 months). Pr——— e

e 1t s

* Mavarbafor was well tokerate  in WHIM patients for up to 28.5 months (fune 2019);
5 patiants remain on the axtansion stuty as of May 2020.

Ata median fallew up of 16.5 manhs, we B 3= + Mavarbiafor 200 mg orally onee daily increased tatsl white blacd cell, neutraphil and
obsarved durable, dose-dependent increases o JymphGeyte counts In !t patiantz.

f

Fipure 1. e f farsion muesiens i e CACHrasepea T

whita blcad call {WEC), ANC and ALC ccunts

- = - - - - * Mavceiafior at doses of 300 and 400 mg was shown 1o increase the TATas 3.5-4a1c o1
* Atcases of 200 or 400 mg/day. the mean TATac - - more wersis the TTie at lowes dases. We suggest that TATuz. the number of hours
Significant reductions in yearly infection rate s — e e o o B s
(25 bourscrlsa o Etants N UEBSE T 5 st f g i cansttent biamarker of the respance to CXCAS aniagonist therapy in
dases of 150 mg or lower, The mean TTiz was et e 398 g e 4 patients that correlates with linical endpaints (Figures 4-3). reflecting global
163 +5.81hours, immunalagical improvement and leukacyte mobilizatian
OBIECTIVES * Wereporta decreased pearly infection rate from 4,63 [55%C 3.2,6.3) events In the 32 + Longterm fallaw up revealed significant recuctions in bath infectien rates and wart
month prior ta the tral to 237 [S5%0 1.4, 1.5] events on mavorixadar 300 mg and 400 M bErs in W M1 patients treated with maaricabor far 3t least & manths,
This o fining #hase 3 clnca ria sssssid the safety and ong tarm etfacy o e Mg once dally, Continuous reguction in the yearlyifection rats aver tiree during . The Phase 2 study daa informed the angoing *4wWHIM® Phase 3 clncal shudy design:
In patients with WHIM syndrome. We report here the effects of lang:term treatment on reatment with 300emg anéfor 4701 mg was alae obzerved
hematalogsc ané chnical cotcomes * Mavorisafor 460 mg dosed arally cnce dally s the selected dose
* Wefounc an average 75% recuction In the rumber of SLNEaLS Warts * TaTiec ls the primary endpal
A s e A2 e B s o s LG et * Infection rate and wart burden are clinical endpaints.
. - . METHODS + Tepethier, thesa vesults sigsest that maveriafor 3 pramising Eargeted sherapy that, by
\Cpen label, prospective, Internaticnal, dose-escalatian Phase 2 study. o ol AT 12 i ok o o) s bl
400 mg dai Iy dosgwhich was there by determined to be the:s=mmmrmm ..
Oos-axclaton scumed v 25 o SE weeks up o 400 my o il brcun the

threshoidlacjustad area under the curve for absolute neutroghil counts (AU v
e tabos st ) i el o 530 e o AN ot 1000
Lk

ACKNOWLEDGEMENTS o v a the satients who saricpated in

hours.

therapeutically effective dose e

+ annualized infection rate at each dose was compared to the year pror 1o the study
* Dermatulogical response evaluated the number of warts an the hands and feet.
+ The data cut-of date for this analysis was June 1ath, 201
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®
Phase 2 Study Protocol X4
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PART ONE DOSE ESCALATION PART TWO OPEN-LABEL EXTENSION _ -
Inclusion criteria:

A Open label A Open label AAdult patients (Q18
A 50mg to 400mg oral capsule once A Patients on 300mg or 400mg oral A Pathogenic CXCR4 mutation .

daily (QD) capsule once daily (QD) AANC Odl0Ga/nd/ or eALC 06
A N =8 adult patients A Open to patients who completed at

A Assessed at one month and beyond least 24 weeks of part one

ASSESSMENTS ASSESSMENTS Exclusion criteria: o
A Treatment with plerixafor in prior 2

A Safety, tolerability A Hematological measurements of months

A Pharmacokinetics (PK) white blood cells (WBC), neutrophils A and/or G-CSF in prior 2 weeks

A Pharmacodynamics (PD) (ANC), lymphocytes (ALC) A and/or any prohibited medication

A Biomarker: 24-hour hematologic A Infection rates & number of warts based on Cytochrome P450
measurements A Long-term safety A and/or P-glycoprotein interaction

within the prior 2 weeks
INFORMED DESIGN OF PHASE 3 CLINICAL TRIAL

A Dose selection of 400 mg orally once daily
A Choice of TAT,\c (ANC time above threshold) as primary endpoint
A Number of infections and wart burden as clinical endpoints



I Hematological ResultsSustained Increases in WBC, ALC, and ANC Xq_

A At a median followup of 16.5 months, we observed durable, dasspendent
increases of white blood cell (WBC), ANC and ALC counts

A At doses of 300 or 400 mg/day, the mean JAWas 12.6£9.8) hours (N=7)
compared to 2.843.5) hours or less for patients (N=4) treated at doses of
150 mg or lower

A The mean TAJ was 16.9£5.8) hours

7 | I

T
300mg 400 mg
N=6 N=3

WBC Change from baseline (ratio)
]
I
}- |
|
|

Mavorixafor dose (mg QD)

A. Mean dose response ANC-time profile B. Mean dose response ALC-time profile

15 3.0

Mean ANC (+SE) (x103 cells/uL)
Mean ALC (+SE) (x103 cells/uL)

0 4 8 12 16 20 24 0 4 8 12 16 20 24

Time after dose (hours) Time after dose (hours)
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I Significant Reduction in Infections w/ Improvement Over Time

A We report a decreased yearly infection rate from 4.63 [95%CI 3.3,6.3] events in the 12 months prior to the trial to
2.27 [95%CIl 1.4, 3.5] events on mavorixafor 300 mg and 400 mg once daily

A Continuous reduction in the yearly infection rate over time during treatment with 300mg and/or 400 mg was also
observed >12 months
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Mavorixafor dose (mg QD) Time on study
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I Significant Improvement in Number of Warts Xq..

A We found an average 75% reduction in the number of cutaneous warts

+18 months on
~ MAVORIXAFOR

BASELINE

Patient was treated with increasing doses of mavorixafor for a total of 18 months. The patient was not
given imiquimod or other dermatological treatments for warts. Left panel shows warts on hands at
baseline. Right panel shows hands 18 months later, after 14 months at 400 mg mavorixafor. A
significant decrease in wart burden could be seen after 6 months on treatment.
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