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Item 7.01 Regulation FD Disclosure.

On January 8, 2024, Zevra Therapeutics, Inc., or the Company, issued a press release announcing that the U.S. Food and Drug Administration, or the FDA,
has acknowledged receipt of the Company's resubmission of the New Drug Application, or NDA, for arimoclomol as an orally-delivered, first-in-class
treatment for Niemann-Pick disease type C. In addition, the Company updated its corporate presentation.

A copy of the press release and presentation are furnished as Exhibit 99.1 and Exhibit 99.2, respectively, to this Current Report on Form 8-K. The information
contained in this Item 7.01, the press release furnished as Exhibit 99.1 and the presentation furnished as Exhibit 99.2, shall not be deemed “filed” for purposes
of Section 18 of the Securities Exchange Act of 1934, as amended, and are not incorporated by reference into any of the Company’s filings under the

Securities Act of 1933, as amended, whether made before or after the date hereof, except as shall be expressly set forth by specific reference in any such filing

Item 8.01. Other Events.

On January 8, 2024, under the Prescription Drug User Fee Act (“PDUFA”), the FDA has deemed the arimoclomol NDA resubmission to be a Class I
complete response which has a six-month review period from the date of resubmission. As a result, the FDA has assigned a PDUFA action date of June 21
2024, and currently intends to present the resubmission for discussion in an advisory committee.

Item 9.01. Financial Statements and Exhibits.
The following exhibits relating to Item 7.01 shall be deemed to be furnished, and not filed:
(d) Exhibits
Exhibit
No. Description
99.1 Press Release dated January 8, 2024.

99.2  Corporate Presentation dated January 2024.
104 Cover Page Interactive Data File (embedded within the Inline XBRL document)
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Pursuant to the requirements of the Securities Exchange Act of 1934, the registrant has duly caused this report to be signed on its behalf by the undersigned
hereunto duly authorized.

Zevra Therapeutics, Inc.

Date: January 8, 2024
By: /s/R. LaDuane Clifton
R. LaDuane Clifton, CPA
Chief Financial Officer, Secretary and Treasurer




Exhibit 99.1

SNZEVRA

THERAPEUTICS

Zevra Therapeutics Receives FDA Acceptance of Resubmission of NDA for
Arimoclomol as a Treatment for Niemann-Pick Disease Type C

Arimoclomol NDA has been assigned a PDUFA action date of June 21, 2024

CELEBRATION, Fla., January 8, 2024 (GLOBE NEWSWIRE) -- Zevra Therapeutics, Inc. (NasdaqGS: ZVRA) (Zevra or the Company), a
rare disease therapeutics company, today announced that the U.S. Food and Drug Administration (FDA) has acknowledged
receipt of the resubmission of the New Drug Application (NDA) for arimoclomol as an orally-delivered, first-in-class treatment for
Niemann-Pick disease type C. Under the Prescription Drug User Fee Act (“PDUFA”), the FDA has deemed the arimoclomol NDA
resubmission to be a Class Il complete response which has a six-month review period from the date of resubmission. As a result,
the FDA has assigned a PDUFA action date of June 21, 2024, and currently intends to present the resubmission for discussion in
an advisory committee.

“We are very pleased that the FDA has accepted the resubmission of the arimoclomol NDA following multiple collaborative and
constructive meetings,” said Neil F. McFarlane, President and Chief Executive Officer of Zevra. “This significant milestone brings
us one step closer to the potential approval of arimoclomol for a community of patients with debilitating unmet medical needs.
We would like to take the opportunity to acknowledge the NPC community for their continued support throughout the
development of arimoclomol.”

Zevra believes that its resubmission of the arimoclomol NDA addresses the concerns previously raised in the June 2021 complete
response letter (“CRL”) issued by the FDA in response to the prior arimoclomol NDA filing. The resubmission includes additiona
evidence supporting trial metrics, FDA-preferred analyses, and data from multiple additional studies that provide supporting
evidence of arimoclomol’s efficacy in clinical and non-clinical settings.

About Niemann-Pick Disease Type C (NPC):

Niemann-Pick disease type C (NPC) is an ultra-rare, progressive, neurodegenerative lysosomal storage disorder characterized by
an inability of the body to transport cholesterol and other lipids within the cell, leading to an accumulation of these substances
in various tissue areas, including brain tissue. The disease is caused by mutations in the NPC1 or NPC2 genes, which are
responsible for making lysosomal proteins. Both children and adults can be affected by NPC with varying clinical presentations.
Those living with NPC lose independence due to physical and cognitive limitations, with key neurological impairments presenting
in speech, cognition, swallowing, ambulation, and fine motor skills. Disease progression is irreversible and can be fatal within
months or take years to be diagnosed and advance in severity.

About Arimoclomol:

Arimoclomol, Zevra’s orally delivered, first-in-class investigational product candidate for the treatment of NPC, has been granted
Orphan Drug designation, Fast Track designation, Breakthrough Therapy designation, and Rare Pediatric Disease designation by
the FDA, and Orphan Medicinal Product designation for the treatment of NPC by the European Medicines Agency (EMA).

About Zevra Therapeutics:

Zevra Therapeutics is a rare disease company melding science, data, and patient needs to create transformational therapies for
diseases with limited or no treatment options. With unique, data-driven clinical, regulatory, and commercialization strategies,
the Company is overcoming complex drug development challenges to bring much-needed therapies to patients. With regulatory,
clinical-stage and commercial assets, the Company is building its capabilities to make new therapies available to the rare disease
community.

Expanded access programs are made available by Zevra Therapeutics and its affiliates and are subject to the Company's
Expanded Access Program (EAP) policy as published on its website at www.zevra.com. Participation in these programs is subject
to the laws and regulations of each jurisdiction under which each respective program is operated. Eligibility for participation in
any such program is at the treating physician's discretion.




Cautionary Note Concerning Forward-Looking Statements:

This press release may contain forward-looking statements within the meaning of the Private Securities Litigation Reform Act of
1995. Forward-looking statements include all statements that do not relate solely to historical or current facts, and which can be
identified by the use of words such as "may," "will," "expect," "project," "estimate," "anticipate," "plan," "believe," "potential,"
"should," "continue," "could," "intend," "target," "predict," or the negative versions of those words or other comparable words
or expressions, although not all forward-looking statements contain these identifying words or expressions. Forward-looking
statements are not guarantees of future actions or performance. These forward-looking statements include without limitation
statements regarding Zevra’s strategic and product development objectives, including with respect to becoming a leading rare
disease company, the content, timing or results of any NDA submissions or resubmissions for arimoclomol or any other product
candidates for any specific disease indication or at any dosage, the potential therapeutic benefits and effectiveness of
arimoclomol and any other products and product candidates, and Zevra’s plans, goals and expectations concerning market
position, future operations and other financial and operating information. Forward-looking statements are based on information
currently available to Zevra and its current plans or expectations, and are subject to several known and unknown uncertainties,
risks, and other important factors that may cause actual results, performance, or achievements to be materially different from
any future results, performance, or achievements expressed or implied by the forward-looking statements. These and other
important factors are described in detail in the “Risk Factors” section of Zevra’s Annual Report on Form 10-K for the year ended
December 31, 2022, as updated in Zevra’s Quarterly Report on Form 10-Q for the quarter ended September 30, 2023, and
Zevra’s other filings with the Securities and Exchange Commission. While Zevra may elect to update such forward-looking
statements at some point in the future, it disclaims any obligation to do so, except as required by law, even if subsequent events
cause their respective views to change. Although Zevra believes the expectations reflected in such forward-looking statements
are reasonable, it cannot assure that such expectations will prove correct. These forward-looking statements should not be
relied upon as representing Zevra’s views as of any date after the date of this press release.

Zevra Contacts:

Nichol Ochsner
+1(732) 754-2545
nochsner@zevra.com

Russo Partners Contacts:

David Schull

+1(858) 717-2310
david.schull@russopartnersllic.com

Ignacio Guerrero-Ros
+1 (646) 942-5604
ignacio.guerrero-ros@russopartnerslic.com
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Cautionary Note Regarding Forward-Looking @ZEVRA
Statements THERAPEUTICS

This presentation may contain forward-looking statements within the meaning of the Private Securties Litigation Reform Act of 1985, Forward-
looking slatemants include all stalements that do not relate solaly 1o histarical or current facts, ineluding without limilation and can be identified by the
uze of words such as "may,” “will,” "expect,” “project,” “estimate,” "anticipate,” "plan,” *believe,” “potertial,” “should,” "continue,” "could,” “intend,”
“larget,” “predicl,” or the negative versions of those words or olher comparable words or exprassions, although nol all farward-leoking statements
contain these identifying words or expressions.  Forward-looking statements are not guarantees of future actions or parformanca. Thesa forward-
looking statements include statements regarding the promise and potential impact of our predinical or dinical trial data, including without limitation
fhe timing and results of any dinical tials or readouts, our anticipated financial perdformance, our industry, business sirategy, plans, geals and
expectations concerning our market position, future operations, the fiming or results of any Investigafional New Drug applications and NDA
submissions, including the resubmission of the MDA for arimoclomol, communications with the FDA, the potential uses or benefits of arimaciomal,
KRF1077, S0X or any ofher product candidates for any specific disease indication or at any dosage, the potentizl benefits of any of Zevra's product
candidates, the success or fiming of the lzunch or commercialization of any products or related sales milestones, and our strategic and product
development objectives. These forward-looking statements are based on information curently available lo Zevra and ils currenl plans or
expectations and are subject to a number of known and unknown uncertainties, risks and other important factors including those discussed under the
caplion “Risk Faclors” in our Annual Reped an Form 10-K filed with the SEC on March 7, 2023, as updated by our Cluadarly Repord en Form 10-G
filed with the SEC on November 7, 2023, and in our other filings with the SEC could cause actual resulls, pedformance, or achisvemnents to differ
materially from those indicated by the forward-locking statements made herein.

‘While we may elect to update such forward-locking statements at some point in the future, except as required by law, we disclaim any obligation to
do so, even if subseguent events cause our views o change. Although we believe the expectations reflected in such farward-looking stalemeants are
reasonable, we can give no assurance that such expectations will prove to be correct. These forward-looking statements should not be relied upon
as representing our views as of any date subsequent to this presentation.

This presentation alsos may contain estimates and other statistical data made by independent parties and by us relating to market size and ather data
about our industry.  This data involves a number of assumptions and limitations, and you are cautioned not to give undue weight to such
astimates. In addition, projections, assumplions and estimates of our future performance and the future performance of the markets in which we
oparate are necassarily subject to a high dagree of uncertainty and risk,
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Becoming a Leading Rare Disease Company SNZEVRA

THERAPEUTICS
Focused on Key Pillars for Strategic Growth

Experienced team with rare disease expertise

Our Mission:

Bringing life-changing & Z » - e t
therapEU’[ics tD DEDPIE : .h thc;r:‘lar':::lrj(t‘;ilzsexce ence (o ensure patient access (o

living with rare diseases

Growing pipeline with potential to bring new products

and deliver value for patients




Experienced Team with Rare Disease Expertise =~ SZEVRA

THERAPEUTICS
Our Mission: Bringing life-changing therapeutics to people living with rare diseases

RARE DISEASE EXPERIENCE
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Commercial Excellence to Ensure Patient Access @WZ7ZEVRA
to Rare Disease Therapies THERAPEUTICS

Overlap in Prescribers and Centers of Excellence between UCD and NPC indications allow for
efficient team approach

Q00

e

NI

Rare Disease Patient Services Marketing Medical Affairs and Account
Sales Specialists and Resources team to define Patient Advocacy Management
calling on support to assist appropriate patient team to work with team to ensure
prescribing patients navigate identification and Key Opinion Leaders market access and
physicians and reimbursement product positioning and Advocacy Groups contracting with
Centers of and treatment in treatrment to advance scientific payors
Excellence journey landscape knowledge and
patient care
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Growing Pipeline with Potential to Bring New @ZEVRA
Products and Deliver Value for Patients THERAPEUTICS

- . - F = -

OLPRUVA® sodium phenpbufyrate for ol suspension Full scale U.5. commercial
Urea Cycle Disorder (UCD) launch Jan 2024

Zevra’s Portfolio

o targeting

Arimoclemeol POUFA
Niemann-Pick Disease Type C (NPC) June 24, 2024

Multiple upcoming

Celiprolol

Vascular Ehlers-Danlos Syndrome (vEDS) hane Strsl sagong

KP107T7 Phase 2 topline data
Idiopathic Hypersomnia {IH) expected H1 2024

KP107T Phase 1 trial complata’
Narcolepsy

Recelving royalties;
On track to be paid next
sales milastone Q1 20247

1, Rata geraratad from (his dal will be aralyzed slargside (ha Phasa 2 14 dala w0 suppor Sinisal devskpment of Both namalepay and IH programs M
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Urea Cycle Disorders Cause Hyperammonemia, @ZEVRA
Leading to Brain Damage or Death THERAPEUTICS

OLPRUVAZE is a nitrogen scavenger that removes excess ammonia

+ Defect in one of the 6 enzymes or 2
transporters in the urea cycle leads
to accumulation of ammonia

« Aclinical hallmark of UCDs is
hyperammonemic (HAC) crises

Proximal urea cycla®

Acetyi-Cod

+ Elevated ammaonia levels can be
neurctoxic, leading to neurocognitive
damage, potentially coma and even
death, if untreated

* Duration and severity of HAC

Qrmithine : correlates with brain damage, often
requiring emergency visits and
hospitalization

ARG, arginase; AS, argnincsucdnale syrihelase; ASL. angininasuccinetz iyase; ATP, adenasine tiphosphane; Codb, coznzyme A;

CFE1, carmamcyl phosphate synihetase- 1) MAG, W-acatylghiamate; MAGE, N-acahiclutamale syrihalase; DRNT, omifming

drareprter DTC, anilhine arsearkarmdass, 7
1, Summnar ML, Maw MA, PGWWCMNMJ!MI FIEEE2 246




Unmet Need in Urea Cycle Disorders SZEVRA

THERAPEUTICS
Poor treatment adherence can lead to neurocognitive damage, coma and even death

Orphan Designation Unmet Need
- Incidence: 1 in 35,000 births’ - Phenylbutyrates are approved to treat UCDs
* Prevalence: ¥ Fﬂlatablllt}f, odor, route of administration and

- ~2,100 patients undiagnosed' packaging ancer adlerence

2 : * More than 25% of hyperammonemic crises
B 2
1,100 patientz diuagnosed stem from poor treatment adherences

+ >800 treated?

» About 80% of patients have mutation in either
CPS, OTC or AS enzymes®

Urited Sates (U5} Marke:

1. hitpiscthaves. rugs.comisiteshowitop-1 Dames - Anse-anuge-1274

2. Haahineity Payer Claims data anshais 2021

3. carbanylphesphate syethalase (CPSL amilkice Farscarbam ;.lusuiﬂ'l'c:l or argivinosucsnic acd srthelase (AS)
4. Enr= G, Parar WH, Francis-Seclak M. Burcet! A, Vackdey J. 20¢
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OLPRUVAP® Designed to Address Unmet Needs
in Treatment of UCDs

Unique formulation in single-dose envelopes for "ammonia control on the go”

UNIQUE FORMULATION DRIVES
PALATABILITY AND ADHERENCE

= Mowvel formulation of phenylbutyrate

+ Dual-coated formulation delays
release in water for up to 5 minutes,
rapidly dissolves in stomach

= Convenient, single-dose envelopes

FDA-APPROVED FOR LONG-
TERM MANAGEMENT’

= Adjunctive therapy to standard of
care

« Long-term management of adults
and children

« UCDs invalving deficiencies of CPS,
OTC, AS?

OLPRUWA helps the body get rid of excess nitrogen to help avoid dangerous buildup of ammonia

SZEVRA

THERAPEUTICS

COMPETITIVE ADVANTAGE

= Physicians attribute improved
adherence to:

= Betlter palatability
* Less odor
= Ease of administration
= Patent protection through 2036
= Current market estimated $3500M

A, QLFRUVE s indicatad as adjunclive therapy to standand of cane, which ncludes detary maragament, Tar the chraniz managemant of adull and padialric patiantz waighing 20 kg (44 pounda) or graater and with 8 By
surtacs area [B34]) of 1.2 m2 or greater, with wea eychs daorders {UCDe) irvdlvirg deficindes of carbamylphoaphats syrithetage (CP3], amikine tarecarbamylace (OTC), of argnincaucerie ackl syrithelase (AS)

Product inser can be found an Dl P oo -Canberiy|

(DL PR Frese
Impartani saiety informatian can b2 faund ai hifps: Yolpruva.camigimpordantSafetyindarmalion

ndarmatian.pd
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Niemann-Pick Disease Type C is a
Progressive Lysosomal Storage Disorder

@

RA

PEUTICS

=
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A
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Cholesterol buildup leads to cell death; arimoclomol may enhance cholesterol
metabolism through improved lysosomal function

MNPC1 = a large,
transmembrane domain pratein

pe ins that are + NPC gene mutations produce abnormal,
; absent or non-functional NPC proteins*

* Progressive lipid accumulation and cellular
impairment leads to cell death and ultimately
organ dysfunction in the spleen, liver and brain

+ Disease results in impairment and loss
of cognition, speech, swallow ability, fine motor
skills and ambulation

* Heterogenous onset and rate of progression,

always fatal
NFC. Nemann-Pick disoase e .
1. Carsica ED ol o, Scionce. 193727722821, 2 Patl FM ol al. Anay Aor Gonomiss Ham Gonef, 208161732184, . Ingemann L Kikoganed T o Lipht' Riea. 2044:66 2188.2290. 4. Geborndwot T, ol al. Qrpranct J Rame Dis. 2048 16
Ape 5 13{1150




No Approved NPC Treatments in the U.S. SZEVRA

THERAPEUTICS
Ultra-rare, relentlessly progressive and fatal neurodegenerative disease

Orphan Designation Significant Unmet Need

+ Incidence: 1in 100,000-120,000 live births? = Neurocognitive decline adversely impacts

* Prevalence: daily living

« Irreversible and potentially fatal disease
+ 1,800 patients diagnosed worldwide P y

+ 900 patients estimated in U.S.2 * Main 536 of deeth 1s 718 years:

- 300-350 patients diagnosed in U.S. + No approved treatments exist in the U.S.

{1} hitps:iramdseases. ol
471 Molecsha Genesicsanil Metabolian Yolume 154, isaes 1-2, September—Ctotes 221, Pages 182-167 [Blarcont, I018) L
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FIRST-IN-CLASS, ORAL
TREATMENT

« Potential to be a foundational

» Oral capsules can be
swallowed whole, mixed
with foods/liquids or delivered
through feeding tube

ANV AL AN S \\\

2, &yanr apan-katel o s o Phass 20

therapy in U.S. for NPC, if approved

1. Mengs E el al Jnmummam:-;m:;mrm

Arimoclomol is Positioned to Become First-Line
Treatment for NPC Patients

Evidence indicates that arimoclomol acts on multiple fronts to help reduce lipid build-up in cells
with improved lysosomal function

EXTENSIVE CLINICAL
EXPERIENCE WITH
DEMONSTRATED SAFETY

* No significant safety findings (600+
patients treated)

= NPC pivotal trial data demonstrate
reduced disease progression’

* Long-term data suggest improved
outcomes vs. historical controls?
* Ongoing global Expanded Access

Program (EAP) with >150 patients
treated in LS. and E.U.

SZEVRA

THERAPEUTICS

ADVANTAGEOUS
REGULATORY DESIGNATION

+ Orphan Drug Designation for NPC

+ Fast-Track and Breakthrough Therapy
Designations

+ Eligible for Pediatric Rare Disease
Voucher if approved

+ Estimated value of ~3100M

Synergles and scale with an efficient customer-facing team supporting both launches




Growing Pipeline in Rare Diseases




Vascular Ehlers-Danlos Syndrome Impairs &QZEVRA
Connective Tissue and Leads to Vascular Ruptures tHerareuTics

Celiprolol designed to reduce the mechanical stress on collagen fibers within the arterial wall

» vEDS (EDS type 1V} is the severe subtype:

e - Characterized by aneurysms, dissections and/or ruptures
Reduced Collagen Matrix Impairs Vascular
Integrity & Elasticity

Rl it = VMascular

i Y [F=un
Friin 7 %ﬁ e = Hollow Organs (e.g., gastrointestinal, uterine)
i = Autosomal dominant (50%); spontaneous mutations (50%)
: P — » Diagnesed by clinical symptoms and cenfirmed by presence of
— = Sl mutations in the COL3A1 gene

i 4 » Events occur in 25% of patients before the age of 20, and 90% by
the age of 40

= The median survival age is 51 years, with arterial rupture being the
most common cause of sudden death’

Figurm adapiad bom Omar, etal Matrt Bol Plea. 205D Mow 511100050,

1 Pepin M, ot al Genot Med. 2014 Dac; B 208814 4
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Unmet Need in VEDS QZEVRA

THERAPEUTICS
Mutation in COL3A1 gene impairs connective tissue and leads to vascular ruptures

Orphan Designation Significant Unmet Need

+ Incidence: 1in 50,00 to 200,000 peaple! + No approved options in the U.S.
+ Prevalence 7,500 diagnosed patients in U.S. 2 + Current treatment is focused on surgical
intervention

+ Celiprolol has become the primary treatment
far vEDS patients in several European
countries®

11 Dl oreha.ne
42) Esimata basad on an analsis of disgroses «EDS patiarts framdhe Trovan MarkelSean® database and LS. population data, 15
{3} FightvEda.org
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Celiprolol is a Selective Adrenergic Modulator for
Potential Treatment of patients with COL3A1+ vEDS

SZEVRA

THERAPEUTICS

Phase 3 primary endpoint: time to first occurrence of primary cardiac or arterial clinical event

CELIPROLOL FOR VEDS

« Mechanism of action in vEDS patients
is thought to be through vascular
dilatation and smooth muscle relaxation

« May reduce the mechanical stress on
collagen fibers within the arterial wall

« Unigue pharmacological profile

CLINICAL EXPERIENCE

= BBEST Clinical Trial: 76% reduction in
risk of arterial events observed in
COL3A1+ subpopulation’

+ Additional data from long-term
observational study in France

+ DISCOVER Phase 3 decentralized
(virtual) pivotal trial ongoing

1) kg i aranyy i Pomdiimot oo e Mool odped BOF 3 200 T 190 36050

REGULATORY & IP ADVANTAGES

+ New Chemical Entity in the U.S.

+ Orphan Drug designation and
Breakthrough Therapy Designation

» Special Protocol Assessment in place
* Registration enabling Phase 3 trial
= Solid IP until 2038

s




Idiopathic Hypersomnia Causes Excessive & ZEVRA
Daytime Sleepiness, Sleep Inertia and Brain Fog BHEREPENT eSS

KP1077 may provide optimal exposure of methylphenidate to better address these unmet needs

Idiopathic Hypersomnia Severity Scale

¥ * |H is a rare, debilitating, chronic neurologic
. disorder with an unknown pathophysiology
0 — 12 13 — 26 | 26— 22 B/ — 50
S s o e - Characterized by excessive daytime sleepiness
= 14 questions on a scale of O ta 3 or 0 e 4, totaling S0 points ¥ 4 P

+ Higher scores, indicats more savereffrequent symptoms’

+ Minimal Clinically Impaortant Difference (MGID) af 4 paints » Excessively long sleep times

+ Sleep inertia or difficulty waking

Epworth Sleepiness Scale

* Long and unrefreshing nap?

.

0 ot —— 1816 # » Brain fog, memory problems, errors in habitual

KO EDE MILDMODERATE  SEVERE EDS i . :
+ 8 questions on a scale of 0 1o 3, lotaling 24 points® activities, mind blank and attention problems
= Higher scores, indicate more severe daytime sleepiness

+ 2o 3 point change is considered MCID in sleep disordars®

*Hinpathic Hypersamnia Saveriy Scala is a satbrapan instiment dasignad to maasura the sevaity of key symphoms ol hyparsamnglance

1.Cawvilkers ¥, Evangelista E, Bargtesu L. ol al. Meszuramon] of aymploerns in idiopatic ypersamnia: the iopaihic Hypersomnia Severity Scale, Movralagy. 2018,02{ 15161 754-21762

2. Farssu AL @1 al. diopathic hypersomnia severity stabs s better guantity sympeoms seveity and thar consequenass in idiapathic hypersamnia. J Clin Sieap Med, 2082180238 17-629.

3. ~25% af patients Jlong skeapens,” =10hns.

A Jobrs MW A new metheod for measuring dayime slespiness: the Epyorth Sleepiness Scale. Seep. 1991148 E540-545 17
5, Patel & at al. The Epwanrth Slecpiness Scale: Minimum Clinically Important Dffarencs in Obstructive Slaap Apnaa. Am J Raspir Crid Care Mad, 2002 Apr 1,197(7R%6 1963 dob 10,1164 room, 201 204-0672LE.
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Unmet Need in Idiopathic Hypersomnia SZEVRA

THERAPEUTICS

IH is a rare, debilitating, chronic neurologic disorder with an unknown pathophysiology

Orphan Designation

Current Treatments
Don’t Address Needs

* Incidence: 10.3 per 100,000 people in the US?
* Prevalence; ~37,000 patients diagnosed?
« Total population may be much larger

= Patients rated currenl medication effectiveness as
« Tolerable stimulant freatment doses currently

+ Comorbidities complicate treatment (cardiovascular

+ Potential DD| with contraceptives, antidepressants,

poor (5.4 on a 10-point scale)?
available are inadequate fo freat brain fog
and patient demographics)

anfihistamines

1) ittoacdel 0ra 10,1 09N Ween Za 001 024
12} hilps.wwe Seipoourtshop cormiwhal & idopathic hypecsomn




KP1077 is a Novel Approach to Treating IH SZEVRA

THERAPEUTICS

Unique PK profile and dosing regimen designed to address EDS and sleep inertia

IMPROVED SAFETY &
REGULATORY & IP
KP1077 FOR IH TOLERABILITY OVER EXISTING ADVANTAGES
TREATMENTS
= Proprietary prodrug of d-MPH + Unique pharmacokinetic profile = Orphan Drug designation in IH
+ Potential to address primary * Greater tolerability and lower + Solid IP through 2037 and potentially
IH symptoms cardiovascular effects beyond

+ Two dosing regimens being explored| * No DDI potential with hormonal * Less abuse potential (SDX is

i . y contraceptives; antidepressants designated Schedule IV controlled

nce dally at bedtime substance by DEAin the U.S.)
+ 2% daily: once in the morming
and once at bedtime

1. Zevra’s propriglary prodrig of de-methylphenidabe (0-MPH] has been dassiied as a Schedule v controlled substance by tha L& Dng Enloroement Adminisiation [DEA)
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Our Vision: To give every promising rare disease
therapy a fighting chance to improve the lives of
the patients we serve

Rare Disease Team Commercial Excellence Growing Pipeline

= (Growing capabilities in-line with
vision for a bespoke patient services
approach

« Arimoclomol: PDUFA date on Jun 21,
2024

: . « Celiprolol: Phase 3 program
t and in overcoming = Immediate focus on driving :
awareness and demand for

OLPRUVA®

« KP1077: Topline results H1 202

equlatory challenges

* Preparing for arimoclomel launch

Financial strength to execute on our key priorities
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Arimoclomol NDA Resubmitted to FDA QZEVRA

Complete Response Letter (CRL) and FDA feedback gathered through multiple
interactions/meetings has provided added clarity on resubmission package.

®

CRL ZEVRA'S ONGOING RESPONSE

Miemann-Pick type C Clinical Severity the NPCCSS as the primary instrument in measuring

Sufficiency of validation and reliability of the >>> Additional evidence being provided to support use of
Scale (NPCCSS) instrument NPC disease progression

Appropriateness of how to handle data affected Using FDA preferred primary analysis and supportive
by certain patient events and method of primary additional analyses
endpoint analysis

Robustness of confirmatory evidence to support

single efficacy trial studies being provided, data from the 4-year open

>>> Additional data from multiple new nonclinical
label extension of the Phase 2/3 clinical trial

PDUFA: June 21, 2024

=




Two Dosing Regimens Being Explored to &QZEVRA
Achieve Sustained Symptom Managementin|H  ""FFAPERTICC

PK after Multiple Oral Doses of KP1077

Analyte = d-MPH
E Peak Dccurs Around Exposure Remains
Waking Until Bedtime

=—nce Daily (10 pm)
~—BID {10 pm 2nd 8 am)

d-MPH Cencentration (ng/mL)

T T T T T T T T d
TOPM12 AM 2 AM 4 AM BAM BAM 10AMI1ZPM 2PN 4PM BFM 2PM 10 PM

Phase 1 clinical trial results confirmed cardiovascular safety risk of KP1077 improved vs. immediate-

release and long-acting formulations of Ritalin®, and KP107T provided higher total exposure to d-MPH

Plasma concentrations were estimated based on data collected in study KP&73.101
Predicted PK is shown for steady state of 240 mg KP107T based on single oral dose Es
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PHASE 2 TRIAL (N=48)

Part 1:
Five-week open-label titration phase
Patients Dptirﬂizcd to one of the four

Part 2:
Two-week randomized, double-

receive half daily dose upon
=ning and at bedtime

AN AL AN S \\ \

Phase 2 Clinical Trial of KP1077 in IH

SZEVRA

THERAPEUTICS

Multi-center, dose-optimizing, double-blind, placebo-controlled, randomized-withdrawal
study to evaluate safety of KP1077, as well as potential efficacy endpoints

INTERIM DATA:

To inform the design of the

Phase 3 trial

Potential key differentiators:

1.Alignment of peak efficacy
with patient need through MAJGR SECONDAR"I’ ENDPG'NT
dose optimized timing E

PRIMARY ENDPQOINT
= Safely and tolerability of KP10TF

2.Expanded exposure range

thraugh unigue PK

ADDITIONAL EXPLORATORY ENDPOINTS
Patient Global Impression of SL.urult
Clinical n:lanl | ssion of Seve
ore on the |diopathic Hypersomnia Severity Scale (IHSS)
1 hour after awakening

werily of “Brain Fog®



