UNITED STATES
SECURITIES AND EXCHANGE COMMISSION

Washington, D.C. 20549

FORM 10-K

ANNUAL REPORT PURSUANT TO SECTION 13 OR 15(d) OF THE SECURITIES EXCHANGE ACT OF 1934
For the Fiscal Year Ended December 31, 2023
O Transition Report Pursuant to Section 13 or 15(d) of the Securities Exchange Act of 1934

Commission File Number: 001-36257
TRAVERE THERAPEUTICS, INC.

(Exact Name of Registrant as specified in its Charter)

Delaware 27-4842691
(State or other jurisdiction of incorporation or organization) (I.R.S. Employer Identification No.)

3611 Valley Centre Drive, Suite 300
San Diego, CA 92130
(Address of Principal Executive Offices)
888-969-7879
(Registrant’s telephone number, including area code)

Securities registered pursuant to Section 12(b) of the Act:

Title of each class Trading Symbol(s) Name of each exchange on which registered
Common Stock, par value $0.0001 per share TVTX The Nasdaq Global Market

Securities registered pursuant to Section 12(g) of the Act: None
Indicate by check mark if the registrant is a well-known seasoned issuer, as defined in Rule 405 of the Securities Act. Yes O No

Indicate by check mark if the registrant is not required to file reports pursuant to Section 13 or Section 15(d) of the Act. [ Yes No

Indicate by check mark whether the registrant: (1) has filed all reports required to be filed by Section 13 or 15(d) of the Securities Exchange Act of
1934 during the preceding 12 months (or for such shorter period that the registrant was required to file such reports), and (2) has been subject to
such filing requirements for the past 90 days. 1 Yes [ No

Indicate by check mark whether the registrant has submitted electronically every Interactive Data File required to be submitted pursuant to Rule 405
of Regulation S-T during the preceding 12 months (or for such shorter period that the registrant was required to submit such files). 1 Yes [ No

Indicate by check mark whether the registrant is a large accelerated filer, an accelerated filer, a non-accelerated filer, a smaller reporting company or
an emerging growth company. See definitions of “large accelerated filer,” “accelerated filer,” “smaller reporting company” and "emerging growth
company" in Rule 12b-2 of the Exchange Act).

Large Accelerated Filer Accelerated Filer O
Non-Accelerated Filer O Smaller Reporting Company O
Emerging growth Company O

If an emerging growth company, indicate by check mark if the registrant has elected not to use the extended transition period for complying with any
new or revised financial accounting standards provided pursuant to Section 7(a)(2)(B) of the Securities Act. [



Indicate by check mark whether the registrant has filed a report on and attestation to its management’s assessment of the effectiveness of its
internal control over financial reporting under Section 404(b) of the Sarbanes-Oxley Act (15 U.S.C. 7262(b)) by the registered public accounting firm
that prepared or issued its audit report.

If securities are registered pursuant to Section 12(b) of the Act, indicate by check mark whether the financial statements of the registrant included in
the filing reflect the correction of an error to previously issued financial statements. [J

Indicate by check mark whether any of those error corrections are restatements that required a recovery analysis of incentive-based compensation
received by any of the registrant’s executive officers during the relevant recovery period pursuant to §240.10D-1(b). O

Indicate by check mark whether the registrant is a shell company (as defined in Rule 12b-2 of the Exchange Act). OJ Yes No

State the aggregate market value of the voting and non-voting common equity held by non-affiliates computed by reference to the price at which the
common equity was last sold, or the average bid and asked price of such common equity, as of the last business day of the registrant's most recently
completed second fiscal quarter. $1,145,413,509.

The number of shares of outstanding common stock, par value $0.0001 per share, of the registrant as of February 15, 2024 was 76,098,485.
DOCUMENTS INCORPORATED BY REFERENCE: Portions of the Proxy Statement for the registrant’'s 2024 Annual Meeting of Stockholders, to be

filed within 120 days after the conclusion of the registrant's fiscal year ended December 31, 2023, are incorporated by reference into Part Ill of this
Annual Report on Form 10-K.



FORM 10-K REPORT INDEX

Business

Risk Factors

Unresolved Staff Comments
Cybersecurity

Properties

Legal Proceedings

Mine Safety Disclosures

Market For Registrant's Common Equity, Related Stockholder Matters and Issuer Purchases of Equity Securities

[Reserved]

Management’s Discussion and Analysis of Financial Condition and Results of Operations
Quantitative and Qualitative Disclosures About Market Risk

Financial Statements and Supplementary Data

Changes in and Disagreements with Accountants on Accounting_and Financial Disclosure
Controls and Procedures

Other Information

Disclosure Regarding_Foreign Jurisdictions that Prevent Inspections

Directors, Executive Officers, and Corporate Governance
Executive Compensation
Security Ownership of Certain Beneficial Owners and Management and Related Stockholder Matters

Certain Relationships and Related Transactions, and Director Independence

Principal Accountant Fees and Services

Exhibits, Financial Statement Schedules

Form 10-K Summary

RIRIRIB IR IS
AR R[S 6 o 1~

BRI ISR
G IN N IN = [ 10 [on

I8 18 18 13 I
© |© |© |© IO

S 18
N IO



Table of Contents

CAUTIONARY STATEMENT REGARDING FORWARD-LOOKING STATEMENTS

Certain information contained in this Annual Report on Form 10-K of Travere Therapeutics, Inc., a Delaware corporation (the “Company”) include
forward-looking statements within the meaning of the Private Securities Litigation Reform Act of 1995. The statements herein which are not historical
reflect our current expectations and projections about the Company’s future results, performance, liquidity, financial condition, prospects and
opportunities and are based upon information currently available to the Company's management and is subject to its interpretation of what are
believed to be significant factors affecting the Company's business, including many assumptions regarding future events. Such forward-looking
statements include statements regarding, among other things:

« the potential full regulatory approval of FILSPARI for Immunoglobulin A nephropathy (IgAN);

» the estimated addressable U.S. patient population for FILSPARI under the indication approved via accelerated approval; and the
estimated addressable patient populations if full approval is granted;

» estimated patient populations related to our other products and products in development;

» the anticipated opinion by the EMA’s Committee for Human Medicinal Products (‘CHMP”) on the conditional marketing authorization
("CMA") application for sparsentan for the treatment of IgAN, and the timing thereof;

»  expectations regarding our pivotal Phase 3 HARMONY Study to support the potential approval of pegtibatinase for the treatment of
classical homocystinuria (HCU);

» statements regarding our studies of sparsentan for focal segmental glomerulosclerosis (FSGS), plans for conducting additional
analyses of FSGS data, and intentions to engage with regulators to evaluate potential regulatory pathways for a sparsentan FSGS
indication;

*  our ability to produce, sustain and expand sales of our products;

»  our ability to develop, acquire and/or introduce new products including expectations with regard to clinical trials and preclinical studies;

» our projected future sales, profitability, savings and other financial metrics;

» our future financing plans;

* our anticipated needs for working capital;

» the anticipated trends in our industry;

* acquisitions of other companies or assets that we might undertake in the future;

+  our operations in the United States and abroad, and the domestic and foreign regulatory, economic and political conditions; and

» competition existing today or that will likely arise in the future.
Forward-looking statements, which involve assumptions and describe our future plans, strategies and expectations, are generally identifiable by use
of the words “may,” “should,” “expect,” “anticipate,” “estimate,” “believe,” “intend,” “seek,” or “project” or the negative of these words or other
variations on these words or comparable terminology. Actual results, performance, liquidity, financial condition and results of operations, prospects
and opportunities could differ materially from those expressed in, or implied by, these forward-looking statements as a result of various risks,
uncertainties and other factors, including the ability to raise sufficient capital to continue the Company’s operations. Actual events or results may
differ materially from those discussed in forward-looking statements as a result of various factors, including, without limitation, the risks outlined
under “Risk Factors” and matters described in this Annual Report generally. In addition, statements that "we believe" and similar statements reflect
our beliefs and opinions on the relevant subject. These statements are based upon information available to us as of the date of this Annual Report
on Form 10-K, and while we believe such information provides a reasonable basis for these statements, such information may be limited or

incomplete, and our statements should not be read to indicate that we have conducted an exhaustive inquiry into, or review of, all potentially
available relevant information. These statements are inherently uncertain and investors are cautioned not to unduly rely upon these statements.

» o«

In light of these risks and uncertainties, there can be no assurance that the forward-looking statements contained in this Annual Report will in fact
occur. Potential investors should not place undue reliance on any forward-looking statements. Except as expressly required by the federal securities
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laws, there is no undertaking to publicly update or revise any forward-looking statements, whether as a result of new information, future events,
changed circumstances or any other reason.

The specific discussions in this Annual Report about the Company include financial projections and future estimates and expectations about the
Company'’s business. The projections, estimates and expectations are presented in this Annual Report only as a guide about future possibilities and
do not represent actual amounts or assured events. All the projections and estimates are based exclusively on the Company management’s own
assessment of the business, the industry in which it works and the economy at large and other operational factors, including capital resources and
liquidity, financial condition, fulfillment of contracts and opportunities. The actual results may differ significantly from the projections.

Potential investors should not make an investment decision based solely on the Company’s projections, estimates or expectations.
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Risk Factor Summary

Below is a summary of material factors that make an investment in our common stock speculative or risky. This summary does not address all of the
risks that we face. Additional discussion of the risks summarized in this risk factor summary, and other risks that we face, can be found under the
heading “Risk Factors” in Item 1A of Part | of this Annual Report on Form 10-K and should be carefully considered, together with other information in
this Annual Report on Form 10-K and our other filings with the SEC before making investment decisions regarding our common stock.

*  Our future prospects are highly dependent upon our ability to successfully develop and execute commercialization strategies for our
products, including FILSPARI (sparsentan) to reduce proteinuria in adults with primary IgAN, and to attain market acceptance among
physicians, patients and healthcare payers.

»  Our clinical trials are expensive and time-consuming and may fail to demonstrate the safety and efficacy of our product candidates.

»  Success in nonclinical testing and early clinical trials does not ensure that later clinical trials will be successful.

»  Communications and/or feedback from regulatory authorities related to our clinical trials does not guarantee any particular outcome from or
timeline for regulatory review, and expedited regulatory review pathways may not actually lead to faster development or approval.

* In order to operate our business and increase adoption and sales of our products, we need to continue to develop our commercial
organization, including maintaining a highly experienced and skilled workforce with qualified sales representatives.

+ Interim, topline and preliminary data from our clinical trials that we announce or publish may change materially as more patient data become
available and audit and verification procedures are completed.

»  We face substantial generic and other competition, and our operating results will suffer if we fail to compete effectively.

* Healthcare reform initiatives, unfavorable pricing regulations, and changes in reimbursement practices of third-party payers or patients’
access to insurance coverage could affect the pricing of and demand for our products.

*  We are dependent on third parties to manufacture and distribute our products.
+  The market opportunities for our products and product candidates may be smaller than we believe they are.

»  Our product candidates may cause undesirable side effects or have other properties that could delay or prevent their regulatory approval or
commercialization.

*  We do not currently have patent protection for certain of our commercial products. If we are unable to obtain and maintain intellectual
property relating to our technology and products, their value may be adversely affected.

*  We expect to rely on orphan drug status to develop and commercialize certain of our product candidates, but our orphan drug designations
may not confer marketing exclusivity or other expected commercial benefits.

+  We will likely experience fluctuations in operating results and could incur substantial losses, and the market price for shares of our common
stock may be volatile.

* Negative publicity regarding any of our products could impair our ability to market any such product and may require us to spend time and
money to address these issues.

*  We may need substantial funding and may be unable to raise capital when needed. Our indebtedness could adversely affect our financial
condition.

+  We might not receive some or all of the potential milestone payments from the sale of our bile acid product portfolio for the treatment of rare
liver diseases.

* We may be unable to successfully integrate new products or businesses we may acquire.

*  We may become involved in litigation matters, which could result in substantial costs, divert management's attention and otherwise have a
material adverse effect on our business, operating results or financial condition.
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*  We are subject to significant ongoing regulatory obligations and oversight, which may result in significant additional expense and may limit
our commercial success.
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PART I

» o« "o«

In this Annual Report on Form 10-K, unless the context requires otherwise, the terms “we”, “our”,
Therapeutics, Inc., a Delaware corporation, as well as our direct and indirect subsidiaries.

us”, “Travere” and the “Company” refer to Travere

We own or have rights to various trademarks used in our business, including those referenced in the subsection of Item 1 below titled “Trademarks”.
Our logos and trademarks are the property of Travere Therapeutics, Inc. All other brand names or trademarks appearing in this report are the
property of their respective holders.

ITEM1. BUSINESS

Those statements in the following discussion that are not historical in nature should be considered forward-looking statements that are inherently
uncertain. Actual results and the timing of the events may differ materially from those contained in these forward-looking statements due to a number
of factors, including those discussed in the “Cautionary Statement Regarding Forward-Looking Statements” and “Risk Factors” set forth elsewhere in
this Annual Report.

Overview

We are a biopharmaceutical company headquartered in San Diego, California, focused on identifying, developing and delivering life-changing
therapies to people living with rare kidney and metabolic diseases. Our approach centers on advancing our innovative pipeline with multiple late-
stage clinical programs targeting rare diseases with significant unmet medical needs. In February 2023, the U.S. Food and Drug Administration
(FDA) granted accelerated approval to our first development program, FILSPARI® (sparsentan), which is indicated to reduce proteinuria in adults
with primary IgAN at risk of rapid disease progression. Sparsentan is also in late-stage development for focal segmental glomerulosclerosis (FSGS).
IgAN and FSGS are rare kidney disorders that lead to kidney failure. We are also advancing pegtibatinase, a novel investigational enzyme
replacement therapy for the treatment of classical homocystinuria (HCU), a genetic disorder caused by a deficiency in a pivotal enzyme essential to
the body. In December 2023, we initiated the pivotal Phase 3 HARMONY Study to support the potential approval of pegtibatinase as the first disease
modifying therapy for HCU. Our early research efforts include partnering with patient advocacy groups and government researchers to identify
potential therapeutics for Alagille syndrome (ALGS), a condition with no approved treatment options. In addition, we continue to evaluate potential
opportunities to expand our pipeline and approved products through licenses and acquisitions of products in areas that will serve rare disease
patients with serious unmet medical need and that we believe offer attractive growth characteristics. Our research and development efforts are at the
forefront of our mission to address the unmet needs of patients and we support this innovation by reinvesting revenues from our commercialized
products. We are committed to ensuring broad access and educational and diagnostic support for patients.

Our Strategy

Our vision is to become a leading biopharmaceutical company dedicated to the delivery of innovation and hope to patients in the global rare disease
community. In order to achieve our vision, we intend to:

* Focus on developing products to treat rare diseases characterized by severe unmet medical needs. We believe that our research,
development, and commercialization capabilities in rare disease represent distinct competitive advantages. We leverage our development
capabilities in rare disease to focus on advancing therapeutic candidates with life-changing potential. Given these capabilities, the well-
established regulatory model and the ability to demonstrate clinical effects in small clinical studies, we believe that we can successfully bring
new therapies to patients living with severe unmet medical needs.

+ Leverage our commercialization expertise to effectively deliver the therapies we develop. Our strategy is to maximize the benefit and
value of our commercial products through commercial execution and expertise needed to successfully support rare disease patients. Our
approach may vary depending on the product and will be based on a number of factors including capital necessary to execute on each
option, size of the market and terms of potential collaboration and/or licensing offers from other pharmaceutical and biotechnology
companies with respect to jurisdictions outside the United States.

+ Develop a sustainable pipeline by employing disciplined decision criteria in the evaluation of potential in-licensing candidates.
We seek to build a sustainable product pipeline by employing multiple therapeutic approaches and by developing or acquiring orphan drug
candidates. We seek to augment our internally developed pipeline projects by selectively and strategically acquiring pipeline assets that will
add value to the portfolio. We continue to evaluate potential in-licensing, out-licensing and other potential relationships with other
pharmaceutical or biotechnology companies. We intend to mitigate risk by employing rigorous decision criteria, favoring therapeutic
candidates that have undergone at least some clinical study. Our decision to acquire rights to a therapeutic candidate also depends on the
scientific merits of the available clinical data; the identifiable orphan patient population; the economic terms of any proposed acquisition of
rights; the projected amount of capital required to develop the therapeutic candidate; and the economic potential of the therapeutic
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candidate, should it be commercialized. We believe this strategy minimizes our clinical development risk and allows us to accelerate the
development and potential commercialization of current and future therapeutic candidates.

+ Listen to patients. Leadership in rare disease demands attention beyond innovative medicines. By listening to patients and leaders in the
rare disease community, including those who have traditionally been underserved, we are focusing on barriers that prevent some patients
from accessing the incredible innovation that our industry is delivering, including access to clinical trials and rare disease specialists.

» Support earlier diagnosis. We support efforts in furtherance of enabling earlier diagnosis. The growth of our commercial business reflects
the strong capabilities of our commercial and medical teams to work across multiple medical specialties to help patients find a diagnosis.

Our Pipeline and Approved Products

We have a diversified pipeline designed to address areas of high unmet need in rare kidney and metabolic diseases. We invest revenues from our
commercial portfolio into our pipeline with the goal of delivering new treatments for diseases with limited or no approved therapies.

The following table summarizes the status of our clinical programs, preclinical programs and approved products, each of which is described in
further detail below.

PROGRAM THERAPEUTIC AREA | PRECLINICAL PHASE 1 PHASE 2 PHASE 3 APPROVED COMMERCIAL
FILSPARI® .
iy o IS © enww

(TVT-058) HCU
ALGS
Collaboration AL5S .

Thiola EC® and - Thlola@ Thiola

1 On February 17, 2023, the FDA granted accelerated approval of FILSPARI® (sparsentan) to reduce proteinuria in adults with primary IgAN at risk
of rapid disease progression, generally a urine protein-to-creatinine ratio (UPCR) 1.5 gram/gram. On September 21, 2023, we announced topline
two-year confirmatory secondary endpoint results from the pivotal Phase 3 PROTECT Study, as described below.

2 0On May 1, 2023, we announced topline primary efficacy results from the pivotal Phase 3 DUPLEX Study, as described below.

FILSPARI® (sparsentan)

On February 17, 2023, the FDA granted accelerated approval of FILSPARI® (sparsentan) to reduce proteinuria in adults with primary IgAN at risk of
rapid disease progression, generally a UPCR 21.5 gram/gram. FILSPARI became commercially available in the U.S. beginning the week of February
27, 2023, and we are providing a comprehensive patient support program throughout the patient’s treatment journey.

This indication was granted under accelerated approval based on reduction in proteinuria. The continued approval of FILSPARI may be contingent
upon confirmation of a clinical benefit in the Phase 3 PROTECT Study. As described in more detail below, in September 2023, we announced topline
two-year confirmatory secondary endpoint results from the PROTECT Study, and in December 2023, we announced the completion of a successful
pre-NDA meeting with the FDA for FILSPARI in IgAN. Following our regulatory engagement, we plan to submit a supplemental New Drug Application
(sNDA) in the first quarter 2024 for conversion of the existing U.S. accelerated approval of FILSPARI to full approval.

FILSPARI, a once-daily, oral medication is designed to selectively target two critical pathways in the disease progression of IgAN (endothelin 1 and
angiotensin-Il) and is the first and only non-immunosuppressive therapy approved for the treatment of this condition.

FILSPARI is a dual endothelin angiotensin receptor antagonist (DEARA). Pre-clinical data have shown that blockade of both endothelin type A and
angiotensin |l type 1 pathways in forms of rare chronic kidney disease, reduces proteinuria, protects podocytes and prevents glomerulosclerosis and
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mesangial cell proliferation. Sparsentan has been granted Orphan Drug Designation for the treatment of IgAN in the U.S. and the European
Economic Area countries (the “EEA”) and FILSPARI has been granted seven years of Orphan Drug Exclusivity in the U.S. for the reduction of
proteinuria in adults with primary IgAN at risk of rapid disease progression.

IgAN is characterized by hematuria, proteinuria, and variable rates of progressive renal failure. With an estimated prevalence of up to 150,000
people in the United States and greater numbers in Europe and Asia, IgAN is the most common primary glomerular disease. Most patients are
diagnosed between the ages of 16 and 35, with up to 40% progressing to kidney failure within 15 years. FILSPARI is the first and only non-
immunosuppressive therapy approved for this condition. We estimate approximately 30,000 to 50,000 patients in the United States to be
addressable under FILSPARI's accelerated approval indication statement.

Data to support the accelerated approval of FILSPARI was generated from the Phase 3 PROTECT Study, the largest head-to-head interventional
study to date in IgAN. It is a global, randomized, multicenter, double-blind, parallel-arm, active-controlled clinical trial that evaluated the safety and
efficacy of 400mg of sparsentan, compared to 300mg of irbesartan, in 404 patients ages 18 years and up with IgAN and persistent proteinuria
despite available ACE or ARB therapy, and is currently ongoing in the open label extension phase of the study.

The PROTECT Study protocol provided for an unblinded analysis of at least 280 patients to be performed after 36 weeks of treatment to evaluate
the primary efficacy endpoint - the change in proteinuria (UPCR) at week 36 from baseline. Secondary efficacy endpoints include the rate of change
in estimated glomerular filtration rate (eGFR) following the initiation of randomized treatment over 58-week and 110-week periods, as well as the rate
of change in eGFR over 52-week and 104-week periods following the first six weeks of randomized treatment in approximately 380 patients. In
August 2021, we announced positive topline interim results from the ongoing Phase 3 PROTECT Study. The PROTECT Study met its pre-specified
interim primary efficacy endpoint with statistical significance. After 36 weeks of treatment, patients receiving FILSPARI achieved a mean reduction in
proteinuria from baseline of 49.8 percent, compared to a mean reduction in proteinuria from baseline of 15.1 percent for irbesartan-treated patients
(p<0.0001). Results from the interim assessment in the PROTECT Study showed that FILSPARI was well tolerated with a clearly defined safety
profile that has been consistent across all clinical trials conducted to date. In PROTECT, at the interim assessment, the most common adverse
reactions (= 5%) were peripheral edema, hypotension (including orthostatic hypotension), dizziness, hyperkalemia, and anemia. FILSPARI is
available only through a risk evaluation and mitigation strategy (REMS) approved by the FDA.

Per request from the FDA, the efficacy data contained in the FDA-approved label under accelerated approval is a post-hoc sensitivity analysis that
evaluates the first 281 randomized patients, a subset of the full trial population. The mean reduction in proteinuria from baseline in the post-hoc
sensitivity analysis is 45% for FILSPARI versus 15% for the active control, irbesartan. Both the pre-specified and post-hoc sensitivity analyses have
demonstrated that FILSPARI achieves a rapid and sustained reduction in proteinuria, with statistically significant and clinically meaningful
improvement compared to the active comparator irbesartan.

In September 2023, we announced topline two-year confirmatory secondary endpoint results from the PROTECT Study; eGFR total and chronic
slope are the secondary confirmatory endpoints for the U.S. and the EU, respectively. FILSPARI demonstrated long-term kidney function
preservation and achieved a clinically meaningful difference in eGFR total and chronic slope versus irbesartan, narrowly missing statistical
significance in eGFR total slope while achieving statistical significance in eGFR chronic slope for purposes of regulatory review in the EU. All topline
efficacy endpoints favored FILSPARI as compared to irbesartan. A preliminary review of the safety results through 110 weeks of treatment indicates
FILSPARI was generally well-tolerated and the overall safety profile in the study has been consistent between treatment groups. In December 2023,
we announced the completion of a successful pre-NDA meeting with the FDA for FILSPARI in IgAN. Following our regulatory engagement, we plan
to submit a supplemental New Drug Application (sNDA) in the first quarter of 2024 for conversion of the existing U.S. accelerated approval of
FILSPARI to full approval.

In August 2022, we and Vifor (International) Ltd. ("CSL Vifor"), with whom we entered into a license and collaboration agreement ("License
Agreement") in September 2021, announced that the EMA had accepted for review the conditional marketing authorization ("CMA") application of
sparsentan for the treatment of IgAN in the EU. We anticipate an opinion by the Committee for Medicinal Products for Human Use (the "CHMP") in
the first quarter of 2024.

In January 2024, we announced our entry into an exclusive licensing agreement with Renalys Pharma, Inc. ("Renalys"), to bring sparsentan to
patients in Japan and other countries in Asia, for the treatment of IgAN. Renalys will hold regional rights to sparsentan for Japan, South Korea,
Taiwan, Brunei, Cambodia, Indonesia, Laos, Malaysia, Myanmar, the Philippines, Singapore, Thailand, and Vietnam. Following successful meetings
with the Pharmaceuticals and Medical Devices Agency (PMDA) in 2023, Renalys plans to initiate an open label registrational study of sparsentan in
Japan in the second quarter of 2024 to support potential approval of sparsentan in Japan. Results from the urine protein/creatinine ratio (UP/C)
endpoint in the study are expected in the second half of 2025 to support a submission for approval to PMDA. Under the terms of the licensing
agreement, Renalys will be responsible for development, regulatory matters, and commercialization in the licensed territories.

Clinical-Stage Programs:
Sparsentan for the treatment of FSGS

Sparsentan has been granted Orphan Drug Designation for the treatment of FSGS in the U.S. and the EEA.
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FSGS is a leading cause of kidney failure and nephrotic syndrome. There are currently no FDA-approved pharmacologic treatments for FSGS and
there remains a high unmet need for patients living with FSGS as off-label treatments such as ACE/ARBSs, steroids, and immunosuppressant agents
are effective in only a subset of patients and use of some of these off-label treatments may be further inhibited by their safety profiles. Every year
approximately 5,400 patients are diagnosed with FSGS and we estimate that there are more than 40,000 FSGS patients in the United States and a
similar number in Europe with approximately half of them being candidates for sparsentan.

In 2016, we generated positive data from our Phase 2 DUET study in FSGS. In 2018, we announced the initiation of the Phase 3 clinical trial
designed to serve as the basis for an NDA and MAA filing for sparsentan for the treatment of FSGS (the "DUPLEX Study"). The DUPLEX Study is a
global, randomized, multicenter, double-blind, parallel-arm, active-controlled clinical trial evaluating the safety and efficacy of sparsentan in 371
patients. The DUPLEX Study protocol provided for an unblinded analysis of at least 190 patients to be performed after 36 weeks of treatment to
evaluate the interim efficacy endpoint - the proportion of patients achieving a FSGS partial remission of proteinuria endpoint (FPRE), which is
defined as urine protein-to-creatinine ratio (UPCR) <1.5 g/g and a >40% reduction in UPCR from baseline, at week 36. In February 2021, we
announced that the ongoing Phase 3 DUPLEX Study achieved its pre-specified interim FSGS partial remission of proteinuria endpoint following the
36-week interim period. After 36 weeks of treatment, 42.0 percent of patients receiving sparsentan achieved FPRE, compared to 26.0 percent of
irbesartan-treated patients (p=0.0094). Following engagement with the FDA on the interim proteinuria analysis and a subsequent eGFR data-cut, we
elected to forego the previously planned submission for accelerated approval and pursue a potential traditional approval upon completion of the
DUPLEX Study.

In May 2023, we announced topline primary efficacy results from the pivotal Phase 3 DUPLEX Study of sparsentan in FSGS. The confirmatory
primary endpoint of the DUPLEX Study designed to support traditional regulatory approval was the rate of change in eGFR over 108 weeks of
treatment. At the end of the 108-week double-blind period, sparsentan was observed to have a 0.3 mL/min/1.73m? per year (95% ClI: -1.74, 2.41)
favorable difference on eGFR total slope and a 0.9 mL/min/1.73m? per year (95% Cl: -1.27, 3.04) favorable difference on eGFR chronic slope
compared to the active control irbesartan, which was not statistically significant. After 108 weeks of treatment, sparsentan achieved a mean
reduction in proteinuria from baseline of 50%, compared to 32% for irbesartan. Although the DUPLEX Study did not achieve its two-year primary
endpoint with statistical significance over the active control irbesartan, we are encouraged by the results, including the secondary endpoints on
proteinuria and topline exploratory endpoints, including renal outcomes, which trended favorably for sparsentan. In addition, a review of the safety
results through 108 weeks of treatment indicate sparsentan was generally well-tolerated and the overall safety profile in the study to date was
generally consistent between treatment groups.

In December 2023, we announced that we completed our planned Type C meeting with the FDA to discuss previously reported results from the
Phase 3 DUPLEX Study of sparsentan in FSGS. The FDA acknowledged the high unmet need for approved therapies as well as the challenges in
studying FSGS but indicated that the two-year results from the Phase 3 DUPLEX Study alone are not sufficient to support an sNDA submission. The
FDA acknowledged the work being done by the larger nephrology community to better understand proteinuria and eGFR as endpoints in clinical
trials of FSGS and indicated a willingness to continue to engage with us on a potential path forward for sparsentan in FSGS following our
consideration of additional evidence. Together with CSL Vifor, we also plan to engage with the EMA to determine the potential for a subsequent
variation to the Conditional Marketing Authorization (CMA) of sparsentan for the treatment of FSGS, if the MAA of sparsentan in IgA nephropathy is
approved. Given the high unmet need of FSGS patients, with no medicines currently approved for the condition, and the challenges associated with
studying FSGS due to its heterogeneity and other attributes, we are conducting additional analyses of FSGS data and intend to engage with
regulators to evaluate potential regulatory pathways for a sparsentan FSGS indication.

If sparsentan receives marketing authorization in any of the licensed territories covered by the exclusive license to CSL Vifor, CSL Vifor will be
responsible for all commercialization activities in such licensed territories. If sparsentan receives marketing authorization in any of the territories
covered by the exclusive license to Renalys, Renalys will be responsible for all development, regulatory matters, and commercialization activities in
such licensed territories. We remain responsible for the clinical development of sparsentan in the applicable territories and we will retain all rights to
sparsentan in the United States and rest of world outside of the territories licensed to CSL Vifor and Renalys, provided that CSL Vifor has a right of
negotiation to expand the licensed territories into Canada, China, Brazil and/or Mexico.

Pegtibatinase

Pegtibatinase is a novel investigational human enzyme replacement candidate being evaluated for the treatment of classical homocystinuria (HCU).
Classical HCU is a rare metabolic disorder characterized by elevated levels of plasma homocysteine that can lead to vision, skeletal, circulatory and
central nervous system complications. It is estimated that there are approximately 7,000 to 10,000 people living with HCU globally. Pegtibatinase has
been granted Rare Pediatric Disease, Fast Track and Breakthrough Therapy designations by the FDA, as well as orphan drug designation in the
United States and European Union.

In December 2021, we announced positive topline results from the Phase 1/2 COMPOSE Study, a double blind, randomized, placebo-controlled
dose escalation study to assess its safety, tolerability, pharmacokinetics, pharmacodynamics and clinical effects in patients with classical HCU.
Pegtibatinase demonstrated dose-dependent reductions in total homocysteine (tHcy) during the 12 weeks of treatment, and in the highest dose
cohort to date evaluating 1.5mg/kg of pegtibatinase twice weekly (BIW), treatment with pegtibatinase resulted in rapid and sustained reductions in
total homocysteine (tHcy) through 12 weeks of treatment, including a 55.1% mean relative reduction in tHcy from baseline as well as maintenance of
tHcy below a clinically meaningful threshold of 100 umol. Additionally, in a dose-dependent manner in the study to date, methionine levels were
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substantially reduced and cystathionine levels were substantially elevated following treatment with pegtibatinase, suggesting that pegtibatinase acts
in @ manner similar to the native CBS enzyme.

In May 2023, we announced positive topline results from the sixth cohort of the Phase 1/2 COMPOSE Study, which was initiated to inform and refine
formulation work for future development and commercial purposes and to further evaluate the dose response curve for pegtibatinase, and to further
inform our pivotal development program to ultimately support potential approval of pegtibatinase for the treatment of HCU. In this cohort, five
patients were randomized in a blinded fashion to receive 2.5 mg/kg of lyophilized pegtibatinase or placebo twice weekly (BIW), with four patients
assigned to the treatment group. In this highest dose cohort to date, treatment with pegtibatinase resulted in rapid and sustained reductions in total
homocysteine (tHcy), with a 67.1% mean relative reduction in tHcy from baseline, as well as maintenance of mean tHcy below the clinically
meaningful threshold of 100 umol, over weeks 6 to 12. In the double-blind period, pegtibatinase was generally well-tolerated, with no
discontinuations due to treatment-related adverse events.

In December 2023, we initiated the pivotal Phase 3 HARMONY Study to support the potential approval of pegtibatinase for the treatment of classical
HCU. The HARMONY Study is a global, randomized, multi-center, double-blind, placebo-controlled Phase 3 clinical trial designed to evaluate the
efficacy and safety of pegtibatinase as a novel treatment to reduce total homocysteine (tHcy) levels. Topline results from the HARMONY Study are
expected in 2026.

We acquired pegtibatinase as part of the November 2020 acquisition of Orphan Technologies Limited.

Preclinical Programs:

We are a participant in a Cooperative Research and Development Agreement (CRADA), which forms a multi-stakeholder approach to pool
resources with leading experts, and incorporate the patient perspective early in the therapeutic identification and development process. We are
partnering with the National Institutes of Health’s National Center for Advancing Translational Sciences (NCATS) and a leading patient advocacy
organization, Alagille Syndrome Alliance, aimed at the identification of potential small molecul