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Forward Looking Statements
Except for historical information, all of the statements, expectations, and assumptions contained in this press release are forward-looking statements. These forwardlooking statements are typically identified by terms such as “anticipate,” “believe,” “continue,” “could,” “estimate,” “expect,” “foresee,” “goal,” “guidance,” “intend,”
“likely,” “may,” “plan,” “potential,” “predict,” “preliminary,” “probable,” “project,” “promising,” “seek,” “should,” “will,” “would,” and similar expressions. Actual results
might differ materially from those explicit or implicit in the forward-looking statements. Important factors that could cause actual results to differ materially include: the
development stage of our primary clinical candidates, including NKT Cell Therapy and related risks involved in drug development, clinical trials, regulation,
uncertainties around regulatory reviews and approvals; our ability to pivot our business and to find new uses for the capacity at our Dunkirk manufacturing facility,
once operational; our ability to scale our manufacturing and commercial supply operations for current and future approved products, and ability to commercialize our
products, once approved; ability to successfully demonstrate the safety and efficacy of its drug candidates and gain approval of its drug candidates on a timely basis,
if at all; the preclinical and clinical results for Athenex’s drug candidates, which may not support further development of such drug candidates; risks related to our
ability to successfully integrate the business of Kuur into our existing businesses, including uncertainties associated with maintaining relationships with customers,
vendors and employees, as well as differences in operations, cultures, and management philosophies that may delay successful integration and our ability to
support the added cost burden of Kuur’s business; risks related to counterparty performance, including our reliance on third parties for success in certain areas of
Athenex’s business; our history of operating losses and our need and ability to raise additional capital to continue as a going concern; uncertainties around our ability
to enter into new financing agreements as we are unable to meet funding conditions under our existing financing agreements and access to capital thereunder; risks
and uncertainties inherent in litigation, including purported stockholder class actions; risks and uncertainties related to the COVID-19 pandemic and its ongoing
impact on our operations, supply chain, cash flow and financial condition; competition; intellectual property risks; uncertainties around our ability to successfully
integrate acquired and merged businesses in a timely and cost-effective manner and to achieve synergies; risks relating to doing business internationally and in
China; the risk of development, operational delays, production slowdowns or stoppages or other interruptions at our manufacturing facilities as well as our ability to
find alternative sources of supply to meet our obligations and requirements; and the other risk factors set forth from time to time in our SEC filings, copies of which
are available for free in the Investor Relations section of our website at http://ir.athenex.com/phoenix.zhtml?c=254495&p=irol-sec or upon request from our Investor
Relations Department. All information provided in this release is as of the date hereof and we assume no obligation and do not intend to update these forwardlooking statements, except as required by law.

DISCLAIMER
This presentation does not constitute or form part of any offer for sale or subscription of or solicitation or invitation of any offer to buy or subscribe for any securities.
Neither this presentation nor any part of it shall form the basis of or be relied upon in connection with any contract or commitment whatsoever. Specifically, this
presentation does not constitute a “prospectus” within the meaning of the Securities Act of 1933, as amended.
Our historical results are not necessarily indicative of results to be expected for any future period. The financial data contained in this presentation for the periods
and as of the dates indicated are qualified by reference to and should be read in conjunction with our financial statements and related notes and “Management’s
Discussion and Analysis of Financial Condition and Results of Operations” included in our public filings with the SEC.
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Global Oncology-Focused Biopharmaceutical Company
Improving the lives of
cancer patients everywhere

Late-Stage Oncology
Company
Orascovery
Platform

•

Klisyri® (tirbanibulin) launched in the U.S. in February, and launched in the UK and
Germany in September, led by Almirall

•

Decided to not pursue FDA approval for Oral Paclitaxel in mBC in the U.S. at this
time, after feedback from FDA and careful consideration
Building oral chemotherapy backbone for IO and targeted therapies
Differentiated by safety, efficacy, as well as convenience

•
•

•
•

Autologous NKT cells in neuroblastoma targeting GD2 and allogeneic NKT cells
targeting CD19
TCR-T expressing NY-ESO-1 antigen

Pipeline

•
•

Oral Paclitaxel plus pembrolizumab, and I-SPY 2
Multiple cell therapy assets: KUR-501, KUR-502, and NY-ESO-1

Vertically
Integrated

•
•

Commercial infrastructure in place to support proprietary product launch
Global clinical development operations

Cell Therapy
Platform
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Pharmacokinetic Model of Oral Paclitaxel
P-gp Pump Inhibition Resulted in Higher Drug Exposure and Better Tolerability Than IV

Plasma paclitaxel concentration (ng/mL)

Oral Paclitaxel 205 mg/m2 QDx3 weekly* vs. IV Paclitaxel 175 mg/m 2 Q3W

1

10000

Reduced Cmax = decreases toxicity

Oral Paclitaxel 205 mg/m2 QDx3 weekly*
IV Paclitaxel 175 mg/m2 Q3W

2 Increased exposure above effective level = increases response rate

1000

10-40 ng/ml =
approximate effective
exposure concentration

100

10

2
1
0

1

2

3

Week

4

* Dosing regimen is 15mg encequidar and 205mg/m2 oral paclitaxel for 3 consecutive days per week
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Oral Paclitaxel + Pembrolizumab Phase 1 Study
Objective of dose escalation phase of study was to determine the maximum tolerated dose
and identify the recommended Phase 2 dose of Oral Paclitaxel in combination with
pembrolizumab
(Poster presentation at ESMO 2021)

Best Tumor response: evaluable NSCLC subjects (n=8)

• Dose escalation phase
enrolled 21 patients, 17 of
which were evaluable for a
response
• Data showed encouraging
anti-tumor activity (4 PR out
of 8 evaluable patients) in
NSCLC patients who failed
prior PD1/PDL1 therapies
• The combination of Oral
Paclitaxel and pembrolizumab
had a tolerated safety profile
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I-SPY 2 Trial Overview
A Phase II trial designed to screen novel agents in the neoadjuvant setting
• Patients are randomized to chemotherapy + / - a novel agent
• Endpoint is pathologic complete response (pCR)
• Graduation: 85% probability of success in a Phase 3
Over 20 leading cancer centers in the U.S.
Adaptive Overall Study Schema
I-SPY 2 employs an innovative adaptive randomization trial model
Control Arm

Paclitaxel*
12 weekly cycles

Experimental Arm 1

± Paclitaxel
pCR

Experimental Arm 5

± Paclitaxel

6

Source: Quantum Leap Healthcare Collaborative
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I-SPY 2 Launches New Study Arm with Oral Paclitaxel
In Combination with GSK’s dostarlimab (PD-1 Antibody)
Goal of Study: Evaluate the safety and efficacy of Oral Paclitaxel in combination with dostarlimab +/carboplatin in the neoadjuvant breast cancer setting

Primary Objective: Determine whether this regimen increases the probability of pathologic complete
response (pCR) over standard neoadjuvant chemotherapy alone in specific biomarker signatures

Targeting stage 2/3 HER2+ and HER2- breast cancer patients
Experimental arm
Oral Paclitaxel +
Dostarlimab *

AC

Oral Paclitaxel +
Dostarlimab +
Carboplatin *

AC

IV Paclitaxel *

AC

Surgery

Experimental arm

Control arm

* HER2+ patients may also
receive trastuzumab

AC = doxorubicin /
cyclophosphamide
chemotherapy
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Potential Areas of Interest
Pursue opportunities
where paclitaxel is
standard of care

Pursue emerging
combination opportunities

Expanding into indications where
Paclitaxel is SOC

Combining with immunotherapies

Early-stage breast cancer

Lung cancer

Ovarian cancer

Gastroesophageal (GE) cancer

Lung cancer

Genitourinary (GU) cancer

Gastric cancer

TNBC

Indications with ongoing studies
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Kuur Therapeutics Acquisition
Attractive Acquisition of a Transformative Cell Therapy Platform
Kuur Therapeutics Deal Summary
• Innovative company with leading NKT cell technology in allogeneic cell therapy
• Potential first-in-class NKT cell therapy treatment for neuroblastoma and allogeneic platform
for hematologic and solid malignancies
• Near-term provides Athenex two attractive assets with solid clinical data and additional data
read outs over the next 12 to 18 months

• Long-term provides the opportunity to combine allogeneic NKT cells with TCRs in solid
tumors
• Strong IP portfolio on NKT platform technology
• Existing GMP cell manufacturing and viral production through Baylor partnership

• Total consideration of up to $185 million. Initial $70 million upfront in primarily Athenex
stock, and up to $115 million in potential milestones payable in Athenex stock or cash
(Athenex discretion)
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NKT Cells Combine the Best Features of NK and T Cells
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NKT Cells Compare Favorably to Other Cell Types

αβ T Cells

NK Cells

γδ Cells

iPSC NK

Bridge the innate immunity and adaptive
immunity

-

-

-

-

No need to gene edit out TCR

-

Low GvHD

-

Tumor-Associated Macrophage / Myeloid
Derived Suppressor Cell Killing

-

-

-

-

Blood /
Tissues

Blood /
Tissues

Tissues

Blood /
Tissues

NKT

Primary Location and Homing

Tissues

Proliferation Post Activation

-

Memory / Persistence

-

-
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Pipeline Designed to Build a Disruptive Allogeneic Platform

• Autologous proof of concept for CAR-NKT cells for GD2 neuroblastoma
• Allogeneic CAR-NKT cell therapy for hematological cancers

Therapy
Type

Autologous

Product

Indication

KUR-501

Neuroblastoma

Target

Preclinical

Phase I

Upcoming Milestone

GD2

Potential update at
ASGCT in May 2022

KUR-502

Hematological
malignancies

CD19

Interim analysis to be
presented at ASH in
December 2021

KUR-503

Hepatocellular carcinoma

GPC3

Submit IND: 2022

Allogeneic
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Neuroblastoma CAR-NKT Study Targeting GD2 Trial Design
Development Program: KUR-501 (autologous CAR-NKT)

GINAKIT2

• Patients:
•
•

Relapsed/refractory high-risk neuroblastoma
Outpatient study

• Manufacturing:
•

Standard autologous non-mobilized
leukopheresis

• Treatment:
•
•
•

Pretreatment includes cyclophosphamide and
fludarabine
Infusion: autologous NKT cells engineered to
express a GD2-CAR and human IL-15
3+3 Dose escalation: 3x106, 1x107, 3x107 and
1x108 CAR-NKT cells/m2

• Follow-Up:
•

•
•

Standard safety, PK (PCR and flow cytometry),
immune monitoring and other correlative studies
Tumor biopsy at 2 weeks, Marrow
aspirate/biopsy if marrow NB involvement at
enrollment
Imaging: CT/MRI/PET and MIBG using
international NB Response Criteria at 4 weeks,
additional imaging as clinically indicated
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GD2 CAR-NKT Cells Expand in Peripheral Blood in NB Patients

Heczey et al, ASGCT, 2021
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KUR-501: Proof of Concept with CAR-NKT in Neuroblastoma with
Efficacy Signs and Good Tolerability

• CAR-NKT cell expansion in peripheral
blood in all patients

Curie Score
Patient

Dose

Response

1

3x106/m2

2

• No ICANS
• Grades 3-4 cytopenias secondary
to pre-conditioning

• 1 grade 2 CRS

• Safety profile superior to CAR-T
cells

Dose
Level 2

• Well-tolerated with excellent safety
profile:

Dose
Level 1

• CAR-NKT cells homing to tumor and
bone marrow by biopsy

• Patient 11:
• Bone marrow tumor clearance
based on cytology, which is not
reflected in Curie score

Dose
Level 4

• Patients 2, 10 and 11 received 2
infusions at indicated dose level

Dose
Level 3

• Protocol amended to add two additional
dose levels and option for retreatment

Post 2nd
Infusion

Pre

Post

SD

21

21

3x106/m2

PR

2

1

3

3x106/m2

SD

7

5

4

1x107/m2

PD

15

17

5

1x107/m2

PD

22

25

6

1x107/m2

PD

19

NM

7

3x107/m2

SD

5

5

8

3x107/m2

PD

10

21

9

3x107/m2

PD

3

NM

10

1x108/m2

PR

3

1

CR

11

1x108/m2

SD

1

1

PD

SD1

15
1

No further reduction of tumor size after 2nd infusion
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KUR-501: Updated GINAKIT2 Data Presented at ASGCT

Tumor Burden and CAR-NKT Expansion Are Associated with Antitumor
Activity in Children with Neuroblastoma
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KUR-501: GD2 CAR-NKT Efficacy

One Complete Response, One Partial Response and Four Patients with Stable
Disease Out of 11 Patients Treated
Duration of response approximately 3 months and ongoing
when patient withdrew from study.

Duration of response approximately 5 months and
currently ongoing. Post-infusion uptake in heart, liver and
bladder is physiological, not related to neuroblastoma.

CR: Patient 10

PR: Patient 2

Preinfusion

Postinfusion
8 weeks

Heczey et al, Nat Med (2020).
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Allogeneic CAR-NKT Targeting CD19 Trial Design
Development Program: KUR-502 (allogeneic CAR-NKT)

ANCHOR

• Patients:
•

•
•

Adults/children with relapsed/refractory CD19+
leukemia and lymphoma (includes: ALL, CLL,
DLBCL, MCL, TFL)
Previous autologous CAR-T therapy allowed
Outpatient study

• Follow-Up:
•

•

• Manufacturing:
•

Unmatched healthy donor, standard non-mobilized
leukapharesis

• Treatment:
•
•

•
•

Pre-treatment includes cyclophosphamide and
fludarabine
Infusion: allogeneic NKT cells engineered to express
a CD19-CAR, human IL-15, and shRNAs to downregulate HLA
Bayesian optimal interval (BOIN) dose escalation:
1x107, 3x107, and 1x108 CAR-NKT cells/m2
Patients enrolled in 2 cohorts: ALL and non-ALL

•

Standard safety, PK (PCR and flow cytometry),
immune monitoring and other correlative studies
Accessible lymph node biopsy at 3-6 weeks, if
marrow involvement, aspirate and biopsy will be
collected pre-infusion at two- and four-weeks
post-infusion
Imaging: CT/MRI/PET and MIBG using
international NB Response Criteria at 4 weeks,
additional imaging as clinically indicated

18
November 2021

KUR-502: Encouraging Efficacy and Safety Data at Low Dose Levels
Safety
• Most common AEs
Nausea
Grades 3-4 hematologic toxicity
•

•
•
•

Attributed to lymphodepletion
No AEs attributed to CAR-NKT cells except 1
grade 1 CRS (NHL-3)
One case of GvHD exacerbation in patient ALL1 (following pre-study tacrolimus/steroid
withdrawal for pre-existing GvHD)
No GvHD attributable to CAR-NKT cells
No ICANS

PK/PD Studies
• Homing of allogeneic CAR-NKT cells to sites of
lymphoma in 2 patients with persistence up to 5
weeks
• In vivo expansion of donor derived CAR-NKT
cells in blood of patients ALL-1 and NHL-4 that
peaked at 1 week
• Patient NHL-2: 2000-fold expansion of patient
NKT cells with a skewed TCR repertoire which
peaked at 6 weeks and remained elevated
through 12 weeks

Patient

Disease

Prior Therapies

Dose

Best Response

NHL-1

DLBCL

6, including auto
HSCT and auto
CAR-T

1x107/m 2

PR

NHL-2

DLBCL

3, including auto
HSCT

1x107/m 2

CR

NHL-3

DLBCL

5

ALL-1

ALL

2, including allo
HSCT

1x107/m 2

NHL-4

DLBCL

5, including auto
CAR-T

3x107/m 2

1x107/m 2

PD*
CRi
PR

*Initial clinical response followed by PD at 4 week imaging

D-6 W1 W2 W3 W4 W6 M3

Ramos, C.A.MD1, Courtney, A.N. PhD, Robinson, S.N. PhD, Dakhova, O. PhD, Lulla, P.D. MBBS, Kamble, R.,MD, Carrum, G., MD, Wang, T., PhD,
Zhang, C., PhD, Di Pierro, E., PhD and Metelitsa, L.S., MD, PhD. Allogeneic NKT Cells Expressing a CD19-Specific CAR in Patients with Relapsed or

Refractory B-Cell Malignancies: An Interim Analysis. In: American Society of Hematology Annual Meeting and Exposition. 2021. 11-16 December.
Atlanta, Georgia (GA). ASH; 2021. Abstract no. 2819.
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Klisyri® (Tirbanibulin Ointment) for Actinic Keratosis
APPROVED by U.S. FDA for treatment of AK of the face or scalp
LAUNCHED in the U.S. in February 2021, led by our partner Almirall

APPROVED by European Commission in July 2021; Almirall launched in EU in September 2021
with Klisyri initially available in the UK and Germany
NEJM Publication on Phase 3 results of Klisyri (tirbanibulin ointment)

Two Phase 3 Pivotal Studies in the U.S.1
Efficacy Results
KX01-AK-003

KX01-AK-004

% of Subjects in ITT
population

Tirbanibulin
N=175

Vehicle
N=176

p-value

Tirbanibulin
N=178

Vehicle
N=173

p-value

100% AK Clearance
(primary endpoint)

44%
(N=77)

5%
(N=8)

<0.0001

54%
(N=97)

13%
(N=22)

<0.0001

Safety Results
•
•

Adverse events with tirbanibulin were application-site pain in 10% of the patients and pruritus in 9%, all of
which resolved
Signs of local skin reactions were mostly mild to moderate erythema, flaking or scaling that peaked at day 8
(maximum mean composite LSR score ≤4.3 out of 18 across both trials) and resolved spontaneously in
about 2 weeks
20

1

Double-blind, vehicle-controlled, randomized, parallel group, multicenter; enrolled 351 subjects in 31 U.S. sites per study (N=702)
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Actinic Keratosis Market Opportunity is Significant
• Actinic keratosis (AK) is the second most common diagnosis made by dermatologists in the U.S.1
• Reported AK prevalence in the U.S. is between 11% and 25%2; estimated prevalence in Europe is
roughly 18%3
• AK may progress to invasive skin squamous cell carcinoma, so treatment is a critical aspect to
management of the disease

• Klisyri is a first-in-class microtubule inhibitor indicated for the treatment of AK of the face or scalp,
showing a differentiated clinical and safety profile with a short duration five-day treatment

License agreement with Almirall
Licensed Territories
License Fees
Already Paid

U.S. and all of Europe (including Russia and Turkey)

- $55 million of upfront fee and related payments;
- $25 million aggregate milestone triggered with U.S. and EU launch of
Klisyri®

Future Milestones

- $40 million aggregate associated with additional commercial launches and
additional indications;
- Eligible for additional sales milestones

Royalties

Tiered royalties starting at 15% based on annual net sales with incremental
increases in royalty rates with increased sales

1. Wilmer, EN, Gustafson CJ, Ahn CS, Davis SA, Feldman SR, Huang WW. Most common dermatologic conditions encountered by dermatologists and non-dermatologists. Cutis.
2014 Dec;94(6):285-92 2. Stockfeth, E., Fernandiz, C, Grob JJ, et al., Development of a treatment algorithm for actinic keratoses: a European Consensus. Eur J Dermatol.
2008;18(6):651-659 3. Lucas R, McMichael T, Smith W, Armstrong B. Solar ultraviolet radiation: Global burden of disease from solar ultraviolet radiation: World Health Organization,
2006. Worldometer; Population of Europe 2020; available at https://www.worldometers.info/world-population/europe-population/ Accessed: October 2020.
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Financial Snapshot
Revenue for the nine months ended September 30, 2021

$95.2 million

•

Product sales, net

$68.8 million

•

License and other revenue

$26.5 million

Cash, cash equivalents, restricted cash and short-term
investments as of September 30, 2021

$105.0 million

Gross proceeds drawn from the financing agreements with
Oaktree and Sagard Healthcare as of September 30, 2021

$150.0 million

Shares outstanding (basic) as of September 30, 2021

109.3 million

Shares outstanding (fully diluted) as of September 30, 2021

124.5 million
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Deep Pipeline of Potentially Transformative Therapies

Monotherapy

1. Tirbanibulin ointment is also being evaluated in psoriasis by our partner in Taiwan and KX2-361 (KX02), a structural analog of tirbanibulin, is being evaluated in
glioblastoma by our partner in China
2. Athenex’s partner, Almirall, launched Klisyri in the U.S. in February 2021 and is supporting the development and commercialization of Klisyri in Europe
3. In collaboration with Quantum Leap Healthcare Collaborative and GlaxoSmithKline
4. In collaboration with Eli Lilly and Company, makers of ramucirumab
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Major Partnerships

Licensed Products

Major Market Rights

Klisyri (tirbanibulin ointment)

U.S.
Europe

Oral Paclitaxel
Oral Irinotecan
Tirbanibulin Ointment
KX2-361 (KX02)

Greater China

Oral Paclitaxel
Oral Irinotecan
Tirbanibulin Ointment

Taiwan
Japan
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Management Team with Deep Pharma & Biotech Experience
Led the Development of Many Global Drugs
Johnson Lau MBBS,
MD, FRCP
CEO, Chairman
25+ years experience

Jeff Yordon
Chief Operating Officer
45+ years experience

Rudolf Kwan MBBS,
MRCP
Chief Medical Officer
30+ years experience

Simon Pedder PhD
Chief Business &
Strategy Officer
30+ years experience

Steven Adams
Interim Chief Accounting
Officer
10+ years experience

Timothy Cook
SVP, Global Commercial
Oncology
25+ years experience

Daniel Lang MD
President, Cell Therapy;
VP, Corporate Development
25+ years experience

Kurt Gunter
CMO, Cell Therapy
20+ years experience

Wing Kai Chan MBBS,
MD, FRACP
Deputy CMO
35+ years experience

Michael Smolinski, PhD
Chief Scientific Officer
10+ years experience

Prior Experience
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Our goal is to become
a global leader in
bringing innovative cancer treatments to the
market and improving health outcomes

NASDAQ:ATNX
www.athenex.com

