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Approximate date of commencement of proposed sale to the public:
As soon as practicable after the effective date of this registration statement.

If any of the securities being registered on this form are to be offered on a delayed or continuous basis pursuant to Rule 415 under the Securities Act of 1933 check
the following box.

If this form is filed to register additional securities for an offering pursuant to Rule 462(b) under the Securities Act, check the following box and list the Securities
Act registration statement number of the earlier effective registration statement for the same offering.

If this form is a post-effective amendment filed pursuant to Rule 462(c) under the Securities Act, check the following box and list the Securities Act registration
statement number of the earlier effective registration statement for the same offering.

If this form is a post-effective amendment filed pursuant to Rule 462(d) under the Securities Act, check the following box and list the Securities Act registration
number of the earlier effective registration statement for the same offering.

Indicate by check mark whether the registrant is a large accelerated filer, an accelerated filer, a non-accelerated filer, or a smaller reporting company. See the
definitions of large accelerated filer, accelerated filer and smaller reporting company in Rule 12b-2 of the Exchange Act. (Check one):

Large accelerated filer - Accelerated filer
Non-accelerated filer x (Do not check if a smaller reporting company) Smaller reporting company

CALCULATION OF REGISTRATION FEE

Proposed
maximum
Title of each class of aggregate Amount of
securities to be registered offering price® registration fee
Common Stock, $0.001 par value per share $80,126,250 $10,929)

(1) Estimated solely for the purpose of calculating the amount of the registration fee in accordance with Rule 457(o0) under the Securities Act of 1933, as
amended. Includes the offering price of shares that the underwriters have the option to purchase to cover over-allotments, if any.
(2) Previously paid.

The Registrant hereby amends this Registration Statement on such date or dates as may be necessary to delay its effective date until the Registrant shall
file a further amendment which specifically states that this Registration Statement shall thereafter become effective in accordance with Section 8(a) of the
Securities Act of 1933, or until the Registration Statement shall become effective on such date as the Securities and Exchange Commission, acting
pursuant to said Section 8(a), may determine.

Table of Contents 3



Edgar Filing: AMBIT BIOSCIENCES CORP - Form S-1/A

Table of Conten

The information in this preliminary prospectus is not complete and may be changed. We may not sell these securities until the
registration statement filed with the Securities and Exchange Commission is effective. This preliminary prospectus is not an offer to sell
these securities and it is not soliciting an offer to buy these securities in any jurisdiction where the offer or sale is not permitted.

SUBJECT TO COMPLETION, DATED MAY 2, 2013

PRELIMINARY PROSPECTUS

4,645,000 Shares

Ambit Biosciences Corporation
Common Stock

$ per share

This is the initial public offering of our common stock. We currently expect the initial public offering price to be between $13.00 and $15.00 per
share of common stock.

We have granted the underwriters an option to purchase up to 696,750 additional shares of common stock to cover over-allotments.

We have applied to list our common stock on the Nasdaq Global Market under the symbol AMBI .

Investing in our common stock involves risks. See _Risk Factors beginning on page 11.

We are an emerging growth company as that term is used in the Jumpstart Our Business Startups Act of 2012, and, as such, we have elected to
take advantage of certain reduced public company reporting requirements for this prospectus and future filings.

Neither the Securities and Exchange Commission nor any state securities commission has approved or disapproved of these securities or
determined if this prospectus is truthful or complete. Any representation to the contrary is a criminal offense.
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Per
Share Total
Public Offering Price $ $
Underwriting Discount(1) $ $
Proceeds to Ambit (before expenses) $ $

(1) Werefer youto Underwriting beginning on page 162 for additional information regarding underwriting compensation.

Certain of our existing stockholders have agreed to purchase an aggregate of $25.1 million of our common stock in a separate private placement
concurrent with the completion of this offering at a price per share equal to the initial public offering price. The sale of such shares will not be
registered under the Securities Act of 1933, as amended.

The underwriters expect to deliver the shares on or about , 2013 through the book-entry facilities of The Depository Trust Company.

Citigroup Leerink Swann

BMO Capital Markets

Baird

, 2013

Table of Contents 5



Edgar Filing: AMBIT BIOSCIENCES CORP - Form S-1/A

Table of Conten

We are responsible for the information contained in this prospectus. We have not authorized anyone to provide you with different
information, and we take no responsibility for any other information others may give you. If anyone provides you with different or
inconsistent information, you should not rely on it. We are not, and the underwriters are not, making an offer to sell these securities in
any jurisdiction where the offer or sale is not permitted. You should not assume that the information contained in this prospectus is
accurate as of any date other than the date on the front of this prospectus.
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SUMMARY

This summary highlights information contained in other parts of this prospectus. Because it is only a summary, it does not contain all of the
information that you should consider before investing in shares of our common stock and it is qualified in its entirety by, and should be read in
conjunction with, the more detailed information appearing elsewhere in this prospectus. You should read the entire prospectus carefully,
especially Risk Factors,  Business and our audited consolidated financial statements and the related notes included at the end of this
prospectus, before deciding to buy shares of our common stock. Unless the context requires otherwise, references in this prospectus to Ambit,

we, us, our and the company referto Ambit Biosciences Corporation and its subsidiaries, Ambit Biosciences (Canada) Corporation,
or Ambit Canada, and Ambit Europe Limited, taken as a whole .

AMBIT BIOSCIENCES CORPORATION
Overview

We are a biopharmaceutical company focused on the discovery, development and commercialization of drugs to treat unmet medical needs in
oncology, autoimmune and inflammatory diseases by inhibiting kinases that are important drivers for those diseases. Our pipeline currently
includes three programs, each aimed at the inhibition of validated kinase targets. Our lead drug candidate, quizartinib, which we formerly
referred to as AC220, is a once-daily, orally-administered, potent and selective inhibitor of FMS-like tyrosine kinase 3, or FLT3. Quizartinib is
currently in Phase 2b clinical development in patients with relapsed/refractory acute myeloid leukemia, or AML, who express a genetic mutation
in FLT3. To support a new drug application, or NDA, pending input from regulatory authorities, we plan to initiate a randomized, comparative
Phase 3 clinical trial in relapsed/refractory AML patients who express a genetic mutation in FLT3 in early 2014. Our second drug candidate in
clinical development, AC410, is a potent, selective, orally-administered, small molecule inhibitor of Janus kinase 2, or JAK?2, that has potential
utility for the treatment of autoimmune and inflammatory diseases. Our third program consists of a potent and exquisitely selective small
molecule compound, AC708, which inhibits the colony-stimulating factor-1 receptor, or CSF1R, a receptor tyrosine kinase. This compound is in
preclinical studies and has potential utility in oncology, autoimmune and inflammatory diseases. All of our drug candidates and clinical
candidates have been internally discovered by us.

Kinases are a family of over 500 enzymes that play essential roles in signaling and regulation of important cellular processes such as activation,
growth, proliferation, differentiation and survival. This key role in regulating the life cycle of cells also means that kinases can be involved in the
underlying mechanisms for many human diseases, including oncology, autoimmune and inflammatory diseases. Kinases have, therefore, proven
to be a rich source of targets for drug development with 19 approved drugs in oncology and inflammatory disease since 2001. However, the key
technical limitation in the development of drugs that target kinases is the ability to design a drug that selectively inhibits the specific kinase
underlying disease while minimizing activity against other kinases, or off-target activity, which can cause undesirable side effects and lead to
suboptimal efficacy. Our core competency is the discovery, optimization and development of highly selective and potent, orally-available small
molecule drug candidates that inhibit validated kinase targets in diseases with significant unmet medical need. We have built our pipeline using
our proprietary chemical library of approximately 8,000 compounds designed to inhibit kinases and expect to continue to leverage this library to
develop viable drug candidates in the future.
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Our Strategy

The key components of our strategy are:

Develop and seek regulatory approval for our lead drug candidate, quizartinib, in relapsed/refractory AML patients who express a
genetic mutation in FLT3.

Maximize the therapeutic potential of quizartinib in AML and other hematological disease indications.

Maximize strategic value by establishing a commercial capability to market, sell and distribute quizartinib in North America.

Pursue strategic partnerships to accelerate development and expand the commercial opportunity for quizartinib.

Advance the development of our JAK2 and CSF1R programs through a combination of internal development and strategic
partnerships.

Leverage our core competency and proprietary chemical library to continue discovering and developing a broad pipeline of novel
drug candidates that inhibit validated kinase targets to address diseases with unmet medical need.
Our Pipeline of Targeted Therapies

We have developed a pipeline of small molecule targeted therapies using our expertise in kinase drug discovery and development. The following
table summarizes this pipeline:

Quizartinib Our lead drug candidate, quizartinib, is a once-daily, orally-administered, potent and selective inhibitor of FLT3, a validated target
in the treatment of AML, and is currently in Phase 2b clinical development. We believe there is a significant unmet need for more effective
treatments of AML, particularly for the subset of patients expressing a genetic mutation in FLT3, known as the FLT3 internal tandem

duplication, or FLT3-ITD, mutation. Over 35% of AML patients over age 55 are estimated to harbor this mutation. We refer to these patients as
FLT3-ITD positive. The FLT3-ITD mutation acts like a power switch that causes leukemic cells, or blasts, to spread more aggressively and grow
back more rapidly following chemotherapy, conferring an especially poor survival outcome. Quizartinib is designed to turn off this switch.
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Data from our single-arm, 333 patient Phase 2 clinical trial in relapsed/refractory AML patients was reported at the American Society of
Hematology meeting in December 2012. When compared to reported results of clinical trials with other kinase inhibitors with FLT3 activity,
quizartinib demonstrated superior single-agent activity in relapsed/refractory AML patients.

Our Phase 2 clinical trial demonstrated the following three key clinical benefits:

1. Quizartinib, as a monotherapy, demonstrated a high response rate in relapsed/refractory FLT3-ITD positive patients;

2. A substantial number of patients treated with quizartinib were bridged to a potentially curative hematopoietic stem cell
transplantation, or an HSCT (commonly referred to as a bone marrow transplant); and

3. Overall survival in FLT3-ITD positive patients treated with quizartinib compared favorably to historical survival data reported for
both FLT3-ITD positive and negative AML patients.
In addition, nearly one of every five patients treated with quizartinib (irrespective of FLT3-ITD status) remained alive for more than 12 months
and such patients are referred to as long term survivors. As of September 2012, approximately half of the long term survivors remained alive and
continued to be followed for overall survival.

Since 2009, we have been developing quizartinib with a partner, Astellas Pharma Inc., and Astellas US LLC, collectively Astellas. Our
agreement with Astellas will terminate effective in September 2013, following which we will own exclusive worldwide rights to quizartinib and
any follow-on compounds and will be responsible for all development and commercialization activities and related costs. We and Astellas are
currently in the process of developing a plan to transition the development activities currently being conducted by Astellas to us and do not
anticipate that such transition will delay the clinical development activities described in this prospectus.

We are developing a companion diagnostic test with Genoptix Medical Laboratory, a Novartis company, to identify FLT3-ITD positive patients,
and we believe approval of this test will be necessary for the approval of quizartinib. We plan to develop quizartinib in other AML therapeutic
settings, irrespective of FLT3-ITD status, including use in newly diagnosed AML patients in combination with chemotherapy, or frontline
therapy, followed by continuous single-agent maintenance therapy, as well as maintenance following an HSCT.

AC410 Our second most advanced drug candidate, AC410, is a potent, selective, orally-administered, small molecule inhibitor of JAK2, which
has potential utility for the treatment of autoimmune and inflammatory diseases. Signaling through JAK controls the activation, proliferation and
survival of various types of immune cells, and overactivation of such cells can exacerbate a variety of normal inflammatory processes, resulting
in inflammation. Our initial JAK2 drug candidate, AC430, is a racemic mixture (50/50) of two enantiomers (mirror images), AC410 and AC409,
and was studied in a Phase 1 clinical trial. We have selected AC410 over AC430 and AC409 for further clinical development due to its superior
pharmacokinetics as observed in this clinical trial. To our knowledge, AC430 was the first selective JAK2 inhibitor to be advanced into clinical
development for inflammatory disease and we believe AC410 may offer distinct benefits in this commercially attractive drug category. We plan
to advance AC410 to proof-of-concept clinical trials in one or more autoimmune and inflammatory diseases, independently or in collaboration
with a strategic partner.

CSF1R Program We are developing a potent and exquisitely selective small molecule compound, AC708, that inhibits CSFIR and has
potential utility in oncology, autoimmune and inflammatory diseases. Signaling through CSFIR controls the activation, proliferation and
survival of macrophages, which are key mediators of immune system function, and over-activation of macrophages may result in exacerbation
of certain

Table of Contents 9



Edgar Filing: AMBIT BIOSCIENCES CORP - Form S-1/A

Table of Conten

diseases. We have initiated investigational new drug, or IND, -enabling studies with AC708. We plan to further develop this program
independently or in collaboration with a strategic partner.

Risk Factors

Our ability to implement our business strategy is subject to numerous risks and uncertainties. As a development stage biopharmaceutical
company, we face many risks inherent in our business and our industry generally. You should carefully consider all of the information set forth

in this prospectus and, in particular, the information under the heading Risk Factors, prior to making an investment in our common stock. These
risks include, among others, the following:

We are highly dependent on the success of our lead drug candidate, quizartinib, which is still in clinical development, and we cannot
give any assurance that it, or any other drug candidates, will receive regulatory approval, which is necessary before they can be
commercialized.

Clinical drug development involves a lengthy and expensive process with an uncertain outcome, and because the results of earlier
studies and trials may not be predictive of future trial results, quizartinib and our other drug candidates may not achieve favorable
results in ongoing or subsequent clinical trials.

The regulatory approval process is lengthy, time consuming and inherently unpredictable, and if we are ultimately unable to obtain
regulatory approval for quizartinib or our other drug candidates, our business will be substantially harmed.

Our collaboration agreement with Astellas for quizartinib terminates in September 2013. In connection with the termination of this

collaboration, we and Astellas must agree to a plan for transitioning all development activities from Astellas to us. If we are unable
to agree to a transition plan with Astellas or if we are unable to implement any transition plan agreed upon between us and Astellas,
the further development and potential commercialization of quizartinib may be delayed.

We currently rely on a third party to develop the companion diagnostic test for quizartinib and in the future will rely on a third party
to obtain marketing approval of such test which will be required in order to market quizartinib in the United States.

We rely on third parties to conduct our clinical trials and to manufacture and supply quizartinib and, with respect to us, our other
drug candidates, and we cannot be certain that they will successfully carry out their contractual duties or meet required timelines.

We face significant competition from other biotechnology and pharmaceutical companies and our operating results will suffer if we
fail to compete effectively or if we fail to attain significant market acceptance for our drug candidates, if approved.

We have a limited operating history, have incurred significant operating losses since our inception, including an accumulated deficit
of $245.2 million as of March 31, 2013, and anticipate that we will continue to incur losses for the foreseeable future.

We have no approved products and no product revenue to date, and we may never become profitable.

If our efforts to protect the proprietary nature of the intellectual property related to our technologies are not adequate, we may not be
able to compete effectively in our market.
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If we fail to obtain additional financing, we may be unable to complete the development and commercialization of quizartinib or
other drug candidates, or continue our other research and development programs.
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Concurrent Private Placement

Certain of our existing stockholders have agreed to purchase an aggregate of $25.1 million of our common stock in a separate private placement
concurrent with the completion of this offering at a price per share equal to the initial public offering price. The sale of such shares will not be
registered under the Securities Act of 1933, as amended.

Our Corporate Information

We were incorporated as Aventa Biosciences Corporation in Delaware in May 2000. We changed our name to Ambit Biosciences Corporation
in November 2001. Our principal executive offices are located at 11080 Roselle St., San Diego, California 92121, and our telephone number is
(858) 334-2100. Our website address is www.ambitbio.com. The information contained on, or that can be accessed through, our website is not a
part of this prospectus. Investors should not rely on any such information in deciding whether to purchase our common stock. We have included
our website address in this prospectus solely as an inactive textual reference.

Weuse AMBIT as a registered trademark in the United States, European Union and Japan. This prospectus also includes references to
trademarks and service marks of other entities, and those trademarks and service marks are the property of their respective owners.

Emerging Growth Company

We are an emerging growth company, as defined in the Jumpstart Our Business Startups Act of 2012. We will remain an emerging growth
company until the earlier of (1) the last day of the fiscal year (a) following the fifth anniversary of the completions of this offering, (b) in which
we have total annual gross revenue of at least $1.0 billion, or (c) in which we are deemed to be a large accelerated filer, which means the market
value of our common stock that is held by non-affiliates exceeded $700.0 million as of the prior June 30%, and (2) the date on which we have
issued more than $1.0 billion in non-convertible debt during the prior three-year period. We refer to the Jumpstart Our Business Startups Act of
2012 herein as the JOBS Act and references herein to emerging growth company shall have the meaning associated with it in the JOBS Act.

As an emerging growth company, we may take advantage of specified reduced disclosure and other requirements that are otherwise applicable
generally to public companies. These provisions include:

only two years of audited consolidated financial statements in addition to any required unaudited interim financial statements with
correspondingly reduced Management s Discussion and Analysis of Financial Conditions and Results of Operations disclosure;

reduced disclosure about our executive compensation arrangements;

no requirement that we hold non-binding advisory votes on executive compensation or golden parachute arrangements; and

exemption from the auditor attestation requirement in the assessment of our internal control over financial reporting.
We have taken advantage of some of these reduced burdens, and thus the information we provide stockholders may be different from what you
might receive from other public companies in which you hold shares.
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Common stock offered by us

Common stock to be sold by us to certain of our
existing stockholders in the concurrent private

placement, assuming an initial public offering price of
$14.00 per share (the midpoint of the price range set

forth on the cover page of this prospectus)

Common stock to be outstanding after this offering
and the concurrent private placement

Over-allotment option

Use of proceeds

Risk factors

Proposed Nasdaq Global Market symbol

Table of Contents

THE OFFERING

4,645,000 shares

1,791,133 shares

12,889,196 shares

We have granted the underwriters an option for a period of 30 days to purchase up to
696,750 additional shares of our common stock at the initial public offering price.

We estimate that the net proceeds from this offering will be approximately $57.6 million,
or approximately $66.7 million if the underwriters exercise their over-allotment option in
full, assuming an initial public offering price of $14.00 per share, which is the midpoint
of the price range set forth on the cover page of this prospectus, after deducting the
estimated underwriting discounts and commissions and estimated offering expenses
payable by us. We also expect to receive $25.1 million from the sale by us of shares of
our common stock in the concurrent private placement to certain of our existing
stockholders at a price per share equal to the initial public offering price. We intend to
use the net proceeds from this offering and the concurrent private placement to fund the
continued clinical development of quizartinib, our lead drug candidate, to fund the
continued development of our other programs and for working capital and other general
corporate purposes. See Use of Proceeds on page 46 for a more complete description of
the intended use of proceeds from this offering.

You should read the Risk Factors section of this prospectus beginning on page 11 for a
discussion of factors to consider carefully before deciding to invest in shares of our
common stock.

AMBI
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The number of shares of our common stock to be outstanding after this offering and the concurrent private placement is based on 6,453,063
shares of common stock outstanding as of March 31, 2013, and excludes:

1,214,212 shares of common stock issuable upon exercise of stock options outstanding as of March 31, 2013, at a weighted-average
exercise price of $8.75 per share;

6,117 shares of common stock reserved for future issuance under our 2011 amended and restated equity incentive plan (referred to
herein as the 2011 pre-IPO plan) as of March 31, 2013 and an aggregate of 625,000 additional shares of common stock that will be
available under our new 2013 equity incentive plan (referred to herein as our 2013 post-IPO plan), which will become effective upon
the closing of this offering;

125,000 shares of common stock reserved for issuance under our 2013 employee stock purchase plan, or ESPP, which will become
effective upon the closing of this offering; and

1,800,920 shares of common stock issuable upon the exercise of warrants outstanding as of March 31, 2013, at a weighted-average
exercise price of $3.30 per share.

Unless otherwise noted, all information contained in this prospectus, and the number of shares of common stock outstanding as of March 31,
2013:

reflects a 1-for-24 reverse stock split of our common stock effected on April 24, 2013;

assumes the filing of our amended and restated certificate of incorporation and the adoption of our amended and restated bylaws
immediately prior of the closing of this offering;

assumes no exercise by the underwriters of their option to purchase up to an additional 696,750 shares of common stock to cover
over-allotments;

reflects the issuance by us of 1,538,461 shares of our Series C-2 redeemable convertible preferred stock, 612,649 shares of our Series
D redeemable convertible preferred stock, 3,666,169 shares of our Series D-2 redeemable convertible preferred stock and 6,163,916
shares of our Series E redeemable convertible preferred stock prior to the closing of this offering pursuant to the exercise of the
GrowthWorks put right;

reflects the conversion of all of our outstanding shares of convertible preferred stock, including the shares issued upon exercise of the
GrowthWorks put right into an aggregate of 6,449,073 shares of common stock upon the closing of this offering; and

reflects the adjustment of outstanding warrants to purchase shares of our convertible preferred stock into warrants to purchase
645,598 shares of common stock upon the closing of this offering.
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SUMMARY CONSOLIDATED FINANCIAL INFORMATION

The following summary consolidated financial information should be read together with our consolidated financial statements and

accompanying notes and information under the caption Management s Discussion and Analysis of Financial Condition and Results of Operations
appearing elsewhere in this prospectus. The summary consolidated financial data in this section are not intended to replace our consolidated
financial statements and the related notes. Our historical results are not necessarily indicative of results that may be expected in the future and
results of interim periods are not necessarily indicative of the results for the entire year.

The summary consolidated statement of operations data for the years ended December 31, 2011 and 2012 and the summary consolidated balance
sheet data as of December 31, 2012 are derived from our audited consolidated financial statements appearing elsewhere in this prospectus. The
summary consolidated statement of operations data for the three months ended March 31, 2012 and 2013 and consolidated balance sheet data as
of March 31, 2013 are derived from our unaudited consolidated financial statements and related notes appearing elsewhere in this prospectus.
The unaudited consolidated financial statements have been prepared on a basis consistent with our audited consolidated financial statements
included in this prospectus and, in the opinion of management, reflect all adjustments, consisting only of normal recurring adjustments,
necessary to fairly state our financial position as of March 31, 2013 and results of operations for the three months ended March 31, 2012 and
2013.

Years Ended Three Months
December 31, Ended March 31,
2011 2012 2012 2013
(unaudited)

(in thousands, except share and per share data)
Consolidated Statement of Operations Data:

Revenues:

Collaboration agreements $ 23,843 $ 17,633 $ 5,233 $ 6,592
Operating expenses:

Research and development 50,705 36,731 11,140 9,005
General and administrative 8,905 6,550 1,750 1,776

Gain on sale of kinase profiling services business

(2,108) (2,497) (555)
Total operating expenses 10,781
57,502 40,784 12,335
Loss from operations
(33,659) (23,151) (7,102) (4,189)
Other income (expense):
Interest expense (4,502) (1,737) (356) (162)
Other income 1,538 29 7
Change in fair value of warrant and derivative liabilities
(795) (2,291) (547) (3,957)
Total other income (expense) 4,112)
(3,759) (3,999) (903)
Loss before income taxes (37,418) (27,150) (8,005) (8,301)
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Provision (benefit) for income taxes 1
(121) 1
Consolidated net loss (37,418) (27,029) (8,006) (8,302)
Net (income) loss attributable to redeemable non-controlling interest 73
(213) 382 98
Net loss attributable to Ambit Biosciences Corporation (37,631) (26,647) (7,908) (8,229)
Accretion to redemption value of redeemable convertible preferred stock (2,319)
(2,000) (3,161) (440)

Change in fair value of redeemable non-controlling interest

4,477 (854) @17) (1,499)

Net loss attributable to common stockholders $  (12,047)
$ (35154 $ (30,662) $ (8,565)

Net loss per share attributable to common stockholders, basic and diluted() $(25,886.60) $(16,591.99) $(6,251.82) $ (3,019.30)

Weighted average shares outstanding, basic and diluted(!

1,370
1,358 1,848 3,990
Pro forma net loss per share attributable to common stockholders, basic and diluted
(unaudited) $ (4.92) $ (1.11)
Pro forma weighted average shares outstanding, basic and diluted (unaudited)(!) 6,422,243

4,932,134

(1) Please see Note 1 to our consolidated financial statements for an explanation of the method used to calculate the historical and pro forma net loss per share
attributable to common stockholders, basic and diluted, and the number of shares used in computation of the per share amounts.
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As of March 31, 2013

Pro Forma
Actual Pro Forma As Adjusted
(unaudited)
(in thousands)

Consolidated Balance Sheet Data:
Cash and cash equivalents $ 8,405 $ 8,405 $ 92,232
Working capital (deficit) (31,873) (26,355) 57,822
Total assets 12,424 12,424 94,778
Warrant liabilities 14,497 8,979 8,979
Notes payable, net of debt discount 3,083 3,083 3,083
Redeemable non-controlling interest 7,482
Redeemable convertible preferred stock 159,395
Convertible preferred stock 13,702
Common stock 6 13
Additional paid-in capital 35,258 221,349 304,046
Accumulated deficit (245,200) (245,200) (245,200)
Total stockholders deficit (210,028) (23,931) 58,773

The above table sets forth our summary consolidated balance sheet data as of March 31, 2013:

on an actual basis;

on a pro forma basis to give effect to:

ey

@)

3

the issuance by us of 1,538,461 shares of our Series C-2 redeemable convertible preferred stock, 612,649 shares of our
Series D redeemable convertible preferred stock, 3,666,169 shares of our Series D-2 redeemable convertible preferred
stock and 6,163,916 shares our Series E redeemable convertible preferred stock prior to the closing of this offering
pursuant to the exercise of the GrowthWorks put right and the resultant reclassification of our redeemable
non-controlling interest to additional paid-in capital, a component of stockholders deficit;

the conversion of all of our outstanding shares of convertible preferred stock, including the shares to be issued pursuant
to the exercise of the GrowthWorks put right, into an aggregate of 6,449,073 shares of common stock upon the closing of
this offering;

the adjustment of our outstanding warrants to purchase convertible preferred stock into warrants to purchase 645,598
shares of common stock upon the closing of this offering, and the resultant reclassification of our redeemable convertible
preferred stock warrant liabilities to additional paid-in capital, a component of stockholders deficit; and

on a pro forma as adjusted basis to additionally give effect to the sale by us in the concurrent private placement to certain of our
existing stockholders of $25.1 million of our common stock and the sale of 4,645,000 shares of common stock in this offering,
assuming an initial public offering price of $14.00 per share (the midpoint of the price range set forth on the cover page of this
prospectus), after deducting the estimated underwriting discounts and commissions and estimated offering expenses payable by us.
A $1.00 increase (decrease) in the assumed initial public offering price would increase (decrease) each of the cash and cash equivalents, working
capital, total assets and total stockholders deficit by $4.3 million, assuming the number of shares offered by us as stated on the cover page of this
prospectus remains the same and after deducting the estimated underwriting discounts and commissions and estimated offering expenses payable
by us. Similarly, a one million share increase (decrease) in the number of shares offered by us, as set forth on the cover page of this prospectus,
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would increase (decrease) each of cash and cash equivalents, working capital, total assets and total stockholders deficit by $13.0 million,
assuming the assumed initial public offering price of $14.00 per share (the midpoint of the price range set forth on the cover page of this
prospectus) remains the same, and after deducting the estimated underwriting discounts and commissions and estimated offering expenses
payable by us.

10
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RISK FACTORS

Investing in our common stock involves a high degree of risk. You should carefully consider the risks and uncertainties described below together
with all of the other information contained in this prospectus, including our audited consolidated financial statements and the related notes
appearing at the end of this prospectus, before deciding to invest in our common stock. If any of the following risks actually occurs, our
business, prospects, financial condition and results of operations could suffer materially, the trading price of our common stock could decline
and you could lose all or part of your investment.

Risks Related to Our Business and Industry

We are highly dependent on the success of our lead drug candidate, quizartinib, which is still in clinical development, and we cannot give
any assurance that it, or any other drug candidates, will receive regulatory approval, which is necessary before they can be commercialized.

Our future success is substantially dependent on our ability to obtain regulatory approval for, and then successfully commercialize quizartinib,
our lead drug candidate, for which a Phase 2 clinical trial and a Phase 2b clinical trial are ongoing. Our other drug candidates are in earlier stages
of development. Our business depends entirely on the successful development and commercialization of our drug candidates. We have not
completed the development of any drug candidates, we currently generate no revenues from sales of any drugs, and we may never be able to
develop a marketable drug.

Quizartinib will require additional clinical development, evaluation of clinical, preclinical and manufacturing activities, regulatory approval in
multiple jurisdictions, substantial investment, access to sufficient commercial manufacturing capacity and significant marketing efforts before
we can generate any revenues from product sales. The U.S. Food and Drug Administration, or FDA, has also informed us that an approved
companion diagnostic is required in order to obtain approval of quizartinib. Companion diagnostics are subject to regulation as medical devices
and must be separately approved for marketing by the FDA. We are not permitted to market or promote quizartinib, or any other drug candidates
before we receive regulatory approval from the FDA and comparable foreign regulatory authorities, and we may never receive such regulatory
approvals.

We expect, pending regulatory authority input, to initiate a randomized, comparative Phase 3 clinical trial of quizartinib in patients with
relapsed/refractory acute myeloid leukemia, or AML, in early 2014. There is no guarantee that this trial will commence or be completed on time
or at all. Even if the trial is successfully completed, we cannot guarantee that the FDA or foreign regulatory authorities will interpret the results
as we do. To the extent that the results of the trial are not satisfactory to the FDA or foreign regulatory authorities for support of a marketing
application, we may be required to expend significant additional resources to conduct additional trials in support of potential approval of
quizartinib.

We cannot anticipate when or if we will seek regulatory review of quizartinib for any other indications. We have not previously submitted a

New Drug Application, or NDA, to the FDA, or similar drug approval filings to comparable foreign authorities, or received marketing approval
for any drug candidate, and we cannot be certain that quizartinib will be successful in clinical trials or receive regulatory approval for any
indication. If we do not receive regulatory approvals for and successfully commercialize quizartinib on a timely basis or at all, we may not be

able to continue our operations. Even if we successfully obtain regulatory approvals to market quizartinib, our revenues will be dependent, in

part, on our collaborator s ability to obtain regulatory approval of the companion diagnostic to be used with quizartinib, our collaborator s ability
to commercialize the test as well as the size of the markets in the territories for which we gain regulatory approval and have commercial rights.

If the markets for the treatment of AML are not as significant as we estimate, our business and prospects will be harmed.

We plan to seek regulatory approval to commercialize quizartinib both in the United States and in select foreign countries. While the scope of
regulatory approval is similar in other countries, in some countries there are additional regulatory risks and we cannot predict success in these
jurisdictions.

11
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Clinical drug development involves a lengthy and expensive process with an uncertain outcome, and results of earlier studies and trials may
not be predictive of future trial results.

Clinical testing is expensive and can take many years to complete, and its outcome is inherently uncertain. Failure can occur at any time during
the clinical trial process. The results of preclinical studies and early clinical trials of our drug candidates may not be predictive of the results of
later-stage clinical trials. Drug candidates in later stages of clinical trials may fail to show the desired safety and efficacy traits despite having
progressed through preclinical studies and initial clinical trials. A number of companies in the biopharmaceutical industry have suffered
significant setbacks in advanced clinical trials due to lack of efficacy or safety profiles, notwithstanding promising results in earlier trials.

We may experience delays in clinical trials of our drug candidates. We completed enrollment for a Phase 2 clinical trial of quizartinib for the
treatment of AML in late 2011. We have been collaborating with Astellas Pharma Inc. and Astellas US LLC, or collectively Astellas, on the
development of quizartinib. Astellas is currently conducting a Phase 2b clinical trial to determine the optimal dose for a Phase 3 clinical trial that
we are planning to initiate in early 2014 in patients with relapsed/refractory AML. We have not yet finalized the design of this trial or received
feedback on the proposed study design from the FDA. The Phase 3 clinical trial design will be based on data from the Phase 2 trial, the ongoing
Phase 2b clinical trial and an ongoing drug-drug interaction study and on guidance we will seek from the FDA. The FDA may require us to
conduct additional studies before proceeding with the Phase 3 clinical trial.

Our collaboration with Astellas for the development of quizartinib terminates in September 2013. Any interruptions or delays in transitioning
full responsibility for clinical development to us in connection with such termination could delay the commencement of the Phase 3 clinical trial.
In addition, any delays in obtaining data from the drug-drug interaction study or in the completion of the Phase 2b clinical trial could delay the
commencement of the Phase 3 clinical trial. We are currently evaluating quizartinib in two other indications in AML and plan, in the future, to
initiate additional clinical trials in AML and other indications. We do not know whether ongoing clinical trials will be completed on schedule or
at all, or whether planned clinical trials will begin on time, need to be redesigned, enroll patients on time or be completed on schedule, if at all.
Clinical trials can be delayed for a variety of reasons, including delays related to:

obtaining regulatory approval to commence a trial;

reaching agreement on acceptable terms with prospective contract research organizations, or CROs, and clinical trial sites, the terms
of which can be subject to extensive negotiation and may vary significantly among different CROs and trial sites;

obtaining institutional review board approval at each clinical trial site;

recruiting suitable patients to participate in a trial;

developing and validating the companion diagnostic to be used in the trial on a timely basis;

having patients complete a trial or return for post-treatment follow-up;

clinical trial sites deviating from trial protocol or dropping out of a trial;

adding new clinical trial sites; or

manufacturing sufficient quantities of drug candidates for use in clinical trials.
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Patient enrollment, a significant factor in the timing of clinical trials, is affected by many factors including the size and nature of the patient
population, the proximity of patients to clinical sites, the eligibility criteria for the trial, the design of the clinical trial, competing clinical trials
and clinicians and patients perceptions as to the potential advantages of the drug being studied in relation to other available therapies, including
any new drugs that may be approved for the indications we are investigating. Furthermore, we rely on Astellas, CROs and clinical trial sites to
ensure the proper and timely conduct of our clinical trials and, while we have agreements governing their committed activities, we have limited
influence over their actual performance.
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We could encounter delays if physicians encounter unresolved ethical issues associated with enrolling patients in clinical trials of our drug
candidates in lieu of prescribing existing treatments that have established safety and efficacy profiles. Further, a clinical trial may be suspended
or terminated by us, our collaborators, the institutional review boards, or IRBs, in the institutions in which such trials are being conducted, the
Data Safety Monitoring Board, or DSMB, for such trial, or by the FDA or other regulatory authorities due to a number of factors, including
failure to conduct the clinical trial in accordance with regulatory requirements or our clinical protocols, inspection of the clinical trial operations
or trial site by the FDA or other regulatory authorities resulting in the imposition of a clinical hold, unforeseen safety issues or adverse side
effects, failure to demonstrate a benefit from using a drug candidate, changes in governmental regulations or administrative actions or lack of
adequate funding to continue the clinical trial. If we experience termination of, or delays in the completion of, any clinical trial of our drug
candidates, the commercial prospects of our drug candidates will be harmed, and our ability to generate product revenues from any of these drug
candidates will be delayed. In addition, any delays in completing our clinical trials will increase our costs, slow down our product development
and approval process and jeopardize our ability to commence product sales and generate revenues. Any of these occurrences may harm our
business, prospects, financial condition and results of operations significantly. Furthermore, many of the factors that cause, or lead to, a delay in
the commencement or completion of clinical trials may also ultimately lead to the denial of regulatory approval of our drug candidates.

The FDA regulatory approval process is lengthy, time consuming and inherently unpredictable, and if we are ultimately unable to obtain
regulatory approval for quizartinib or our other drug candidates, our business will be substantially harmed.

The time required to obtain approval by the FDA and similar foreign authorities is unpredictable but typically takes many years following the
commencement of clinical trials, depending upon numerous factors, including the substantial discretion of the regulatory authorities. In addition,
approval policies, regulations, or the type and amount of clinical data necessary to gain approval may change during the course of a drug
candidate s clinical development and may vary among jurisdictions. We have not obtained regulatory approval for any drug candidate.

Quizartinib and our other drug candidates could fail to receive regulatory approval for many reasons, including the following:

the FDA or comparable foreign regulatory authorities may disagree with the design or implementation of our clinical trials;

we may be unable to demonstrate to the satisfaction of the FDA or comparable foreign regulatory authorities that a drug candidate is
safe and effective for its proposed indication;

the results of clinical trials may not meet the level of statistical significance required by the FDA or comparable foreign regulatory
authorities for approval;

we may be unable to demonstrate that a drug candidate s clinical and other benefits outweigh its safety risks;

the FDA or comparable foreign regulatory authorities may disagree with our interpretation of data from preclinical studies or clinical
trials;

the data collected from clinical trials of our drug candidates may not be sufficient to the satisfaction of FDA or comparable foreign
regulatory authorities to support the submission of an NDA or other comparable submission in foreign jurisdictions or to obtain
regulatory approval in the United States or foreign jurisdictions, on an accelerated basis or otherwise;

the FDA or comparable foreign regulatory authorities may not accept new surrogate endpoints, which are endpoints intended to
substitute for clinical endpoints, as a basis for submission of an NDA or other comparable submission in foreign jurisdictions or as a
basis for regulatory approval on an accelerated basis or otherwise;
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the FDA or comparable foreign regulatory authorities may fail to approve the manufacturing processes or facilities of third-party
manufacturers with which we or our collaborators contract for clinical and commercial supplies;

the FDA or comparable foreign regulatory authorities, as applicable, may fail to approve the premarket approval application, or
PMA, for the companion diagnostic we are developing with Genoptix Medical Laboratory, a Novartis company, or Genoptix; and

the approval policies or regulations of the FDA or comparable foreign regulatory authorities may significantly change in a manner

rendering our clinical data insufficient for approval.
This lengthy approval process as well as the unpredictability of future clinical trial results may result in our failure to obtain regulatory approval
to market quizartinib, or any of our other drug candidates, which would significantly harm our business, prospects, financial condition and
results of operations. In addition, even if we were to obtain approval, regulatory authorities may approve any of our drug candidates for fewer or
more limited indications than we request, may not approve the price we intend to charge for our products, may grant approval contingent on the
performance of costly post-marketing clinical trials, or may approve a drug candidate with a label that does not include the labeling claims
necessary or desirable for the successful commercialization of that drug candidate. Any of the foregoing scenarios could materially harm the
commercial prospects for our drug candidates.

Our collaboration agreement with Astellas for quizartinib terminates in September 2013. In connection with the termination of this
collaboration, we and Astellas must agree to a plan for transitioning all development activities from Astellas to us. If we are unable to agree
to a transition plan with Astellas or if we are unable to implement any transition plan agreed upon between us and Astellas, the further
development and potential commercialization of quizartinib may be delayed.

In March 2013, Astellas exercised the right to terminate our collaboration agreement, effective in September 2013, under which we collaborated
with Astellas for the development of quizartinib and under which we and Astellas shared agreed-upon development costs equally. As a result of
the termination of our collaboration, we will be solely responsible for developing and commercializing quizartinib within the United States and
the rest of the world and will be responsible for many of the functions previously expected to be Astellas responsibility, including management
and oversight of certain ongoing clinical trials and the planned Phase 3 clinical trial, as well as submitting the NDA for quizartinib to the FDA.
We and Astellas are in the process of developing a plan to transition the development activities currently being conducted by Astellas to us.
Currently, no such plans have been agreed upon and we cannot assure you that our efforts to transition Astellas collaboration responsibilities will
proceed on a timely basis, or at all. If we are unable to successfully transition Astellas quizartinib development activities to us on a timely basis,
our development plans may be delayed, which could harm our business, prospects, financial condition and results of operations.

We currently rely on Genoptix to develop the companion diagnostic test for quizartinib and in the future will rely on a third party to obtain
marketing approval of such test, which will be required to market quizartinib in the United States. There is no guarantee that the FDA will
grant timely approval of this test, if at all, and failure to obtain such timely approval would adversely affect our ability to obtain approval for
quizartinib.

We intend to initially seek approval of quizartinib in relapsed/refractory AML patients with internal tandem duplication, or ITD, mutations in the
FMS-like tyrosine kinase 3, or FLT3, gene, which we refer to as FLT3-ITD positive. The initial proposed drug label being sought for quizartinib
specific to this patient population would indicate a potential for enhanced efficacy and/or a greater likelihood of a positive response in patients
that carry the FLT3-ITD positive genotype. Accordingly, it is expected that the Phase 3 trial designed to support marketing approval for
quizartinib will use a diagnostic test to select patients that are FLT3-ITD positive. In the United States, the FDA requires that the diagnostic test
used to select patients in a pivotal trial be approved in parallel with the drug candidate as a companion diagnostic. A companion diagnostic is an
in vitro diagnostic device that provides information that is essential for the safe and effective use of a corresponding therapeutic
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product. We believe a companion diagnostic to test for the FLT3-ITD positive genotype will be required for the approval of quizartinib.
Companion diagnostics are subject to regulation as medical devices by the FDA and may be subject to regulation by comparable regulatory
authorities in various foreign countries. The process of complying with the requirements of the FDA and comparable foreign agencies to support
marketing authorization of a companion diagnostic is costly, time consuming and burdensome.

We do not develop companion diagnostics internally and thus we are dependent on the sustained cooperation and effort of third parties in
developing and obtaining approval for these companion diagnostics. We have entered into an agreement with Genoptix, pursuant to which
Genoptix will be responsible for developing the companion diagnostic and obtaining marketing authorization from the FDA. We believe
Genoptix will need to submit a premarket approval application, or PMA, for such test, which we anticipate will happen in parallel with our
submission of an NDA for quizartinib in accordance with FDA guidance that a novel therapeutic product and companion diagnostic device
should generally be developed and approved contemporaneously to support the therapeutic product s safe and effective use. We currently do not
believe that any clinical trials other than the quizartinib Phase 3 clinical trial will be required to support the PMA for the companion diagnostic.
However, the FDA may require Genoptix to perform further tests requiring access to patient samples for the test submission and/or future
products. We intend to provide access to patient samples to Genoptix for such purposes and our informed consents with patients allow us to
permit a third party to test these samples, as required.

We and Genoptix may encounter difficulties in developing and obtaining approval for the companion diagnostic, including issues relating to the
selectivity/specificity, analytical validation, reproducibility, or clinical validation of the device. Despite the time and expense expended,
regulatory approval of a companion diagnostic is never guaranteed. Any delay or failure by Genoptix to develop or obtain regulatory approval of
the companion diagnostic could delay or prevent approval of quizartinib. In addition, while Genoptix has the right under our collaboration
agreement to commercialize the companion diagnostic, it is not obligated to do so. Genoptix may elect to not commercialize, or even if it does
elect to commercialize the companion diagnostic, Genoptix may decide to discontinue selling or manufacturing the companion diagnostic. We
may not be able to enter into arrangements with another diagnostic company to obtain supplies of an alternate diagnostic test for use in
connection with the development and commercialization of quizartinib or do so on commercially acceptable terms, which could adversely affect
and/or delay the development or commercialization of quizartinib. In addition, Genoptix or any other diagnostic company may encounter
production difficulties that could constrain the supply of the companion diagnostic, and both Genoptix and we may have difficulties gaining
acceptance of the use of the companion diagnostic in the clinical community. If such companion diagnostic fails to gain market acceptance, it
would have an adverse effect on our ability to derive revenues from sales of quizartinib. The commercial launch of quizartinib may be
significantly and adversely affected if Genoptix is unable to obtain FDA approval of the companion diagnostic test in parallel with the approval
of quizartinib or at all, or if a third party is unable to commercialize the test successfully and in a manner that effectively supports our
commercial efforts.

Adbverse side effects or other safety risks associated with our drug candidates could delay or preclude approval of quizartinib or any of our
other current or future drug candidates, cause us to suspend or discontinue clinical trials, limit the commercial profile of an approved label,
or result in significant negative consequences following marketing approval, if any.

Undesirable side effects caused by our drug candidates could result in the delay, suspension or termination of our clinical trials by us, our
collaborators, IRBs, the FDA or other regulatory authorities for a number of reasons. If we elect or are required to delay, suspend or terminate
any clinical trial of any drug candidates that we develop, the commercial prospects of such drug candidates will be harmed and our ability to
generate product revenues from any of these drug candidates will be delayed or eliminated. Any of these occurrences may harm our business,
prospects, financial condition and results of operations significantly.

To date, the clinical development program for quizartinib includes over 400 patients treated in our Phase 1 and Phase 2 clinical trials in
relapsed/refractory AML. The adverse events we have observed to date are manageable and the most common all grade treatment-emergent
adverse events (reported in 3 20% of subjects) in our Phase 2
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clinical trials included gastrointestinal toxicities, fatigue, anemia, QT prolongation (changes in the patient s electrocardiogram pattern), and
dysgeusia (distortion of the sense of taste). Overall, there were no major differences between safety findings in FLT3-ITD positive and
FLT3-ITD negative patients or between the Phase 1 and Phase 2 clinical trials. QT prolongation is a common adverse event associated with
multiple other kinase inhibitors and may be a class effect. The majority of cases of QT prolongation with quizartinib are asymptomatic and occur
within the first month of treatment. Additionally, the majority of patients that experienced QT prolongation did not discontinue quizartinib
treatment due to this adverse event. Nonetheless, QT prolongation may be associated with changes in electric conduction in the heart and may
cause irregularities of the heart beat which could be potentially serious, life-threatening or fatal and require ECG monitoring and treatment. To
date, there has been one case of Grade 4 QT interval prolongation with Torsade de pointes (an abnormal cardiac rhythm) in a patient taking
quizartinib with multiple concomitant medications in our Phase 2 clinical trial. Results of our current and anticipated trials could reveal a high
and unacceptable severity and prevalence of these or other side effects. In such an event, our trials could be suspended or terminated and the
FDA or comparable foreign regulatory authorities could order us to cease further development of or deny approval of our drug candidates for
any or all targeted indications. In addition, the drug-related side effects could affect patient recruitment or the ability of enrolled patients to
complete the trial or result in potential product liability claims. Any of these occurrences may harm our business, prospects, financial condition
and results of operations significantly.

Additionally if quizartinib or any of our other drug candidates receive marketing approval, the FDA could require us to adopt a Risk Evaluation
and Mitigation Strategy, or REMS, to ensure that the benefits outweigh its risks, which in the case of quizartinib may include, among other
things, a medication guide outlining the risks of QT prolongation for distribution to patients and a communication plan to health care
practitioners. Furthermore, if we or others later identify undesirable side effects caused by the product, a number of potentially significant
negative consequences could result, including:

regulatory authorities may withdraw approvals of such product;

regulatory authorities may require additional warnings on the label;

we may be required to create a medication guide outlining the risks of such side effects for distribution to patients;

we may be required to change the way quizartinib is administered or conduct additional clinical trials;

we could be sued and held liable for harm caused to patients; and

our reputation may suffer.
Any of these events could prevent us from achieving or maintaining market acceptance of quizartinib or the particular drug candidate at issue
and could significantly harm our business, prospects, financial condition and results of operations.

If we are unable to obtain FDA approval of our drug candidates, we will not be able to commercialize them in the United States and our
business will be adversely impacted.

We need FDA approval prior to marketing our drug candidates in the United States, and in the case of quizartinib, we must also ensure approval
of a companion diagnostic. If we fail to obtain FDA approval to market our drug candidates, we will be unable to sell our drug candidates in the
United States, which will significantly impair our ability to generate any revenues.

This regulatory review and approval process, which includes evaluation of preclinical studies and clinical trials of our drug candidates as well as
the evaluation of our manufacturing processes and our third-party contract manufacturers facilities, is lengthy, expensive and uncertain. To
receive approval, we must, among other things, demonstrate with substantial evidence from clinical trials that the drug candidate is both safe and
effective for each indication for which approval is sought, and failure can occur in any stage of development. Satisfactio