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Safe Harbor .,ft'ARQULW

This presentation and other statements by ArQule contain forward-looking statements within
the meaning of the Private Securities Litigation Reform Act including, without limitation,
statement with respect to current and proposed clinical trials with the Company’s product
candidates, including tivantinib (ARQ 197), ARQ 092, ARQ 087, ARQ 761, ARQ 751 and ARQ
531, financial operations and results, corporate partnerships and future business objectives,
opportunities and strategies. Forward-looking statements are typically identified by words
such as “believe,” “expect,” “anticipate,” “intend,” “outlook,” “position” and similar
expressions, or future or conditional verbs such as “will,” “should,” “would,” and “could.”
Forward-looking statements are subject to numerous assumptions, risks and uncertainties.
Forward-looking statements speak only as of today, and ArQule assumes no obligation to
update them. Actual results may differ materially from forward-looking statements or
historical performance due to the factors discussed in this presentation and factors previously
disclosed in ArQule’s SEC reports. See discussion of Risk Factors in the Company’s Annual
Report on Form 10-K as filed with the SEC. Prospective investors are cautioned not to place
undue reliance on such forward-looking statements, which speak only as of the date of this
presentation. ArQule’s product candidates are in various stages of development and are not
available for sale or use outside of approved clinical trials.

ArQule and the ArQule logo are registered trademarks of ArQule, Inc.
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Planned iCCA Phase 3 Trial .,0:'ARQULE®

Phase 3 Pivotal Trial Design for
ARQ 087 in SecoAdne Intrahepatic Cholangiocarcinoma
(ICCA

A Description: Biomarker driven enrolling second-line patients with FGFR2 fusions
A Locations: U.S. and Europe

A Dose: 300 mg QD

A Enrollment: Approximately 100 second-line iCCA patients

A Endpoint: Response rate

A Planned Initiation Date: Q3’17




ARQ 087 Clinical Overview .,ft'ARQULW

U Approximately 100 patients have been treated with ARQ 087 in three trials
A Phase 1a Solid Tumors dose escalation
A Phase 1b Solid Tumors with FGFR2 fusions
A Phase 2 portion of Phase 1a/b iCCA with FGFR2 fusions
U iCCA second-line has been identified as fast to market strategy
A Identified target dosing at 300 mg daily dose with differentiated safety profile
A Granted orphan drug designation by the FDA and EMA
A Preliminary data from Phase 2 portion of Phase 1/2 trial*
A Response Rate in iCCA patients with FGFR2 Fusions 24%
A Excellent durability with a mean of 26 weeks and a number of patients ongoing

A Overall disease control rate 76%

* Preliminary data as of February 2017 5



ARQ 087 — Phase 1/2 iCCA Data .,Ot'ARQULW

ICCA Patient&nrolled w/FGFR2 Fusion  Responses FGFR2 Fusidpatients Disease Control Rate

29 (25 currently evaluable) 6 PR (24%) 76%

Best Response in 25 Evaluable Patients with FGFR2 Fdsions
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-60% - 12 patients ongoing, including the 4 patients with PRs and 4 patients with initial assessment pending

Retrospective analysis a€CAclinical studies shows mean response rate t§ lhe chemotherapy is 7.7%

Lamarca et. al. Annals of Oncology, 25: 22388, 2014 *FGFR2 fusions were identified by FISH or NGS; preliminary data
as of February 2017.



ARQ 087 — Phase 1/2 iCCA Data .,O:'ARQULE

Duration of Treatment for 25 Evaluable PatieAts

Patients are scanned every eight weeks

Off Study

. On Study
* PR

I

Based on retrospective analysis@CAclinical
studies, mean PFS fgl®Bine chemotherapy in
iICCA is 13.8 weeks (95% Cl is-16.6 weeks)

o

8 16 24

32 40 48 56 64
Weeks on Treatment

Lamarca et. al. Annals of Oncology, 25: 22288, 2014 2 Preliminary data as of February 2017. 7



About iCCA SEARQULE

U iCCAis a rare liver cancer that originates from the intrahepatic biliary ductal system
and forms an intrahepatic mass

A Diagnosed late, often asymptomatic, majority of patients treated with chemotherapy
A Other treatment options are surgery and liver transplant

A Recurrence rate exceeds 60%

U iCCA has a diverse patient population with a need for precision medicine

A Multiple genetic mutations are believed to play a role in iCCA
A Based on literature 10% to 20% of the iCCA population has a FGFR2 genetic alteration
A Other genetic mutations include AKT, IDH1, KRAS, TP53, and c-Met

A The Cholangiocarcinoma Foundation recommends molecular testing for all patients

{2d2NDS&Y . NAR3ISGFHGSNI SG Ffd aDdARSEAYSa F2NJ GKS RAI Jlagara |
2014 vol.60: 1264289. and The Oncologi®d16;21:1-6 www.oncologist.com



iCCA Worldwide Epidemiology .-g;ARQULE®

U Intrahepatic cholangiocarcinoma (iCCA) is
a rare disease Incidence Rate by Geography

ICCA ICCA
(cases/100,00( Incidence

A iCCA is a type of bile duct cancer that
impacts approximately 1 in 100,000

people in the West with a rising incidence 0.9027* 2,905
rate Canada 0.9027° 322
The incidence rate is believed to be higher Europe 0.84° 7,153
in Asia —approximately 2 to 4 cases to Japan 1.3% 1,651
100,000 Korea 4.4° 2,244
A The incidence rate of iCCA grew 2% per China 2° 27,420

year from 1979-2009 globally, while the
rate of incidence for iCCA in U.S. increased
165%

Incidence rate of ICCA is growing globally with increasing death rate

I1SEER (2012); 2Assumed to be identical to US; 3rarecare.eu website; “Bragazzi et. al., Cholangiocarcinoma: Epidemiology and risk factors,
Transl. Gastrointest. Cancer 2012, 1, 21-32, The incidence rates provided was based on metro areas and was reduced to be conservative



iCCA U.S. Mortalit ..0:'ARQULE®
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Fig. 1 Cholangiocarcinoma mortality for those aged 25+ increased 36 % between 1999 and 2014, from 2.2 per 100,000 (95 % confidence intenval
[CN) 21-23) to 3.0 per 100,000 (95 % CI, 29-3.1). Most of the increase resulted from increased intrahepatic cholangiocarcinoma mortality
%,

Mortality from ICCA along with hepatocellular liver cancer has
Increased while other cancer-related deaths have decreased

Source: Yao et al. BMC Gastroenterology (2016) 16:117 0



iICCA Treatment Algorithm .,’:'ARQULW

Intrahepatic cholangiocarcinoma (iCCA)
|

v L Y Y
TNM stage | TNM Tﬂgﬂ 1} THNM Tﬂge il THNM sTgn v
Single tuwmor Single or mulfinodular Viscaral partonsum perfora fion, Penductal imvasion,
* vasoular invasion (V) local hepatic imvasion M1, M1
Resectable (30-40%) Urresectable (60-70%)
Intrahepatic Extrahep atic
diseasa only disaassa
| l
Curative MNor-curative Local-regional Gemcitabin and
resection resection therapy™ cisplatin®

l l

ob ) Enroll in studies of
sarvalion adjuvant therapy
Syr survival RO: 40% RF/TACE: median survival 15 mo
Syr survival N1 and VI: 20% Chemotherapy: median survival 12 mo

Fig. 1 Asugpested treatment algothm for patients with 80CA " These are s tandard af practice recomme ndations. Larger and appropr ate studies are requined Lo provide
evidence lor stmdand ol e guidelines.

About twaothirds of patients Stage 1 and 2 patients progress to chemotherapy

* Bridgewater et. al, ] Hepatol. 2014 Jun;60(6):1268-89. doi: 10.1016/j.jhep.2014.01.021. Epub 2014 Mar 27 11


http://www.ncbi.nlm.nih.gov/pubmed/24681130

Patient with iCCA
(FGFR2 KIAA1217
fusion) whose
disease progressed
after four prior
regimens of

systemic therapy
had a partial
response: 32%
decrease in tumor
burden, completed
10 cycles.*

* Presented at ESMO ®8Vorld Congress on Gastrointestinal Cancer
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Baseline Cycle5 Day 1

Patient with iCCA (FGFR2 fusion) whose disease progressed after one prior regimen
of systemic therapy had a partial response: 44% decrease in tumor burden,
completed 4 cycles (ongoing).*

* Presented at ESMO ®8Vorld Congress on Gastrointestinal Cancer 13



