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Forward Looking Statements and Disclaimer

Statements in this Presentation that are not statements of historical fact are forward-looking statements within the meaning of Section 27A of the Securities Act of 1933, as amended, and Section 21E
of the Securities Exchange Act of 1934, as amended. Such forward-looking statements include, without limitation, statements regarding BridgeBio Pharma, Inc.’s (the “Company’s”) research and
clinical development plans, including expectations regarding the timing and results of the Company’s clinical trials, expected manufacturing capabilities, commercialization and general strategy,
regulatory matters, market size and opportunity, future financial position, prospects, plans, objectives of management, and the Company’s ability to complete certain milestones. Words such as
“believe,” “anticipate,” “plan,” “expect,” “intend,” “will,” “may,” “goal,” “potential,” “should,” “could,” “aim,” “estimate,” “predict,” “continue” and similar expressions or the negative of these terms
or other comparable terminology are intended to identify forward-looking statements, though not all forward-looking statements necessarily contain these identifying words. These forward-looking
statements are neither forecasts, promises nor guarantees, and are based on the beliefs of the Company’s management as well as assumptions made by and information currently available to the
Company. Such statements reflect the current views of the Company with respect to future events and are subject to known and unknown risks, including business, regulatory, economic and
competitive risks, uncertainties, contingencies and assumptions about the Company, including, without limitation, risks inherent in developing therapeutic products, the timing and expectations
regarding the Company’s ongoing clinical trials, the potency, safety and potential benefits of the Company’s product candidates, the expected market opportunity for the Company’s product
candidates, the Company’s expectations regarding its engagement with the U.S. Food and Drug Administration and potential for accelerated approval, and those risks and uncertainties described
under the heading “Risk Factors” in the Company’s most recent Annual Report on Form 10-K filed with the U.S. Securities and Exchange Commission (“SEC”) and in subsequent filings made by the
Company with the SEC, which are available on the SEC’s website at www.sec.gov. In light of these risks and uncertainties, many of which are beyond the Company’s control, the events or
circumstances referred to in the forward-looking statements, express or implied, may not occur. The actual results may vary from the anticipated results and the variations may be material. You are
cautioned not to place undue reliance on these forward-looking statements, which speak to the Company’s current beliefs and expectations only as of the date this Presentation is given. Except as
required by law, the Company disclaims any intention or responsibility for updating or revising any forward-looking statements contained in this Presentation in the event of new information, future
developments or otherwise. No representation is made as to the safety or effectiveness of the product candidates for the therapeutic use for which such product candidates are being studied.

Certain information contained in this Presentation relates to or is based on studies, publications, surveys and other data obtained from third-party sources and the Company’s own internal estimates
and research. While the Company believes these third-party sources to be reliable as of the date of this Presentation, it has not independently verified, and makes no representation as to the
adequacy, fairness, accuracy or completeness of, any information obtained from third-party sources. In addition, all of the market data included in this Presentation involves a number of assumptions
and limitations, and there can be no guarantee as to the accuracy or reliability of such assumptions. Finally, while the Company believes its own internal research is reliable, such research has not
been verified by any independent source.

The Company is the owner of various trademarks, trade names and service marks. Certain other trademarks, trade names and service marks appearing in this Presentation are the property of third
parties. Solely for convenience, the trademarks and trade names in this Presentation are referred to without the ® and TM symbols, but such references should not be construed as any indicator that
their respective owners will not assert, to the fullest extent under applicable law, their rights thereto.

This Presentation is for informational purposes only. This Presentation shall not constitute an offer to sell or the solicitation of an offer to buy these securities, nor shall there be any sale of these
securities in any state or jurisdiction in which such offer, solicitation or sale would be unlawful prior to registration or qualification under the securities laws of any such state or jurisdiction.
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LGMD2I/R9 (FKRP-related) is one of ~30 subtypes of limb-girdle muscular
dystrophy, each driven by mutations in distinct genes impacting muscle function

LGMD D1 DNAJB6-related
LGMD D2 TNPO3-related

LGMD D3 HNRNPDL-related
LGMD D4 calpain3-related
LGMD D5 collagen 6-related
LGMD R1 calpain3-related
LGMD R2 dysferlin-related
LGMD R5 y-sarcoglycan-related
LGMD R3 a-sarcoglycan-related
LGMD R4 B-sarcoglycan-related
LGMD R6 &-sarcoglycan-related
LGMD R7 telethonin-related
LGMD R8 TRIM32-related

LGMD 2| FKRP________________ LGVD RO FKRP-related

LGMD 1D DNAJB6
LGMD 1F TNPO3
LGMD 1G HNRNPDL
LGMD 11 CAPN3
Bethlem myopathy dominant COL6A1, COL6A2, COL6A3
LGMD 2A CAPN3
LGMD 2B DYSF
LGMD 2C SGCG
LGMD 2D SGCA
LGMD 2E SGCB
LGMD 2F SGCD
LGMD 2G TCAP
LGMD 2H TRIM32
LGMD 2J TTN
LGMD 2K POMT1
LGMD 2L ANO5S
LGMD 2M FKTN
LGMD 2N POMT2
LGMD 20 POMGnNT1
LGMD 2P DAG1
LGMD 2Q PLEC1
LGMD 2S TRAPPC11
LGMD 2T GMPPB
LGMD 2U ISPD
LGMD 2X BVES
LGMD 27 POGLUT1

Bethlem myopathy recessive

Straub V et al, Neuromuscul Disord, 2018

COL6A1, COL6A2, COL6A3

LGMD R10 titin-related

LGMD R11 POMT1- related
LGMD R12 anoctamin5- related
LGMD R13 Fukutin-related
LGMD R14 POMT2- related
LGMD R15 POMGnNT1-related
LGMD R16 a-dystroglycan-related
LGMD R17 plectin-related
LGMD R18 TRAPPC11- related
LGMD R19 GMPPB-related
LGMD R20 ISPD-related

LGMD R25 BVES-related

LGMD R21 POGLUT1-related
LGMD R22 collagen 6-related



An updated set of nomenclature for LGMDs was defined in 2018; however,
many patients and HCPs still utilize the old nomenclature

Limb-girdle muscular dystrophy type 21/R9: Nomenclature

Old nomenclature New nomenclature Affected gene/protein

~r ~r ~r

Fukutin-related protein

LGMD2I LGMDR (FKRP-related) (FKRP)

Hybrid term (LGMDZ2I1/R9) is used for clarity across audiences familiar with old and/or new nomenclature

Straub V et al, Neuromuscul Disord, 2018 5 b



LGMD2I/R9 is caused by mutations in FKRP that result in reduced glycosylation
of alpha-dystroglycan (aDG), leading to progressive muscle damage

Molecular pathogenesis of LGMD2I/R9

* In healthy muscle cells, alpha-dystroglycan (aDG)

\ plays an important role in linking the muscle cell
Basement 2 ,
i il Neduced ligand membrane (sarcolemma) to the extracellular
4( collagen binding matrix
Come
Matriglycan ~““og_  Dystroglycan / N . . .
U”“gw_j’j) Hypoglycosylation of o, _ — Glycosylation of aDG is required to form a
Biglycan W;} 8996 dystroglycal’s : glycopeptide chain that binds to laminin in
. U‘YH‘% OO .
Sarcospan | eegd N¢7  Cell the extracellular matrix
> membrane
KA ' | o
8, Vad @ Cytoplasm * LGMD2I/R9 is caused by mutations in FKRP that
Sarcoghycans \)\\: A— lead to reduced function of the FKRP enzyme,
. N NOS . . . _
Dystrophin N i resulting in decreased glycosylation of alpha
F-actin dystroglycan (aDG)
. . .
In healthy muscle cells, glycosylated In untreated affected muscle cells, Reduced glycosylétlon of aDG results in muscular
aDG bridges the muscle cell hypoglycosylation of aDG results in dystrophy, 'm?ll"d'ng the progressive muscle
membrane to the extracellular loss of aDG-laminin binding damage seen in LGMD2I/R9
matrix

Nickolls AR, Bénnemann CG, Dis Model Mech, 2018; Kanagawa M et al, Cell, 2004 6 b



Without glycosylated aDG playing its role as a “shock absorber,” LGMD2I/R9
muscle tissue is susceptible to damage and eventually forms fibrotic tissue

Healthy muscle tissue LGMD2I/R9 muscle tissue

Extracellular matrix Extracellular matrix

ettt N UsCle Cell Membrane el ¢ et MUsCle Cell Membrane
.I_I_I_I_I_I_I_I_.I_I_I_I_I_I_I._ A1 L1 1
Muscle Ien%‘rhenlng contraction Muscle lengthening confraction
AL LB i an
4 A
Small membrane tear Small membrane tear

v v

IEEEEENNEEEEEEES
Membrane repair initiated
and muscle restored

. - il NN .
Inability to stabilize and repair
membrane leads to muscle damage

Source: https://bridgebio.com/lgmd2i-r9/



LGMD2I1/R9 has an established genotype/phenotype association; ~2/3 of
patients are homozygous for the most common founder effect mutation (L276l)

Early Childhood Late Childhood Adolescence to adulthood

Loss of ambulation: 25% by age 40

= Age of symptom onset

@ @

18 + 3 years old
. . Respiratory decline: Non-invasive
: . = Lower limb & proximal . . o
Asymptomatic Asymptomatic assistance required by 10% by age 40 and
weakness . . . .
invasive assistance required by <1%
- = +/-calf hypertrophy, muscle
68% i : i
’ pain, hyper-CKemia @ Cardiac dysfunction: ~30%
Other FKRP o e S
= Age of symptom onset = Lower limb & proximal DD @TELTIL TS ISEE [0} elfe
genotypes
5+ 1 years old weakness
Prevalence P = Lower limb & proximal n +/-.calf hypertrophy, muscle ﬁ Respllratory decline: Invasive assistance
weakness pain, hyper-CKemia required by 5% by age 30
(L2761/  (non-L2761/
non-L2761) non-L2761) = +/-calf hypertrophy, muscle
29Y%, 2% BT, IMEEr-EXEmle @ Cardiac dysfunction: ~60%

Sveen et al, Annals of Neurology, 2006; Richard et al, Neuromuscular Disorders, 2016; Gedlinske et al, Neurology, 2020; Libell et al, Muscle Nerve, 2020; Murphy et al, Ann Clin Transl Neurol, 2020; Liu W et al, Genet Med, 2019; 3 b
Nallamilli et al, Ann Clin Transl Neurol, 2018



Diagnosis is confirmed through sponsored genetic testing, and SoC is limited to
supportive care, making disease-modifying therapies the key unmet need

* There are no approved therapies for any form of

LGMD today, including LGMD2I/R9

o the ,
E la nt_ern /f' detect * SoCis limited to supportive care, including:
prOJeCt Muscular Dystrophy — Physical therapy to prevent contractures and

re\,j/‘@ / (@INVITAE ]

Diagnosis of LGMD2I/R9 is confirmed by via genetic -
testing, which is available in the U.S. through sponsored
genetic testing panels for muscular dystrophies

maintain mobility

Cardiac monitoring and medical management
of cardiomyopathy

Respiratory monitoring and respiratory support
Pain management (as needed)

Monitoring for spinal deformities

Disease-modifying therapies that slow or stop progressive decline experienced by LGMD2I/R9 patients

° b



Summary: LGMD2I/R9 disease background

 LGMD2I/R9 (FKRP-related) is one of many genetically distinct subtypes of limb-girdle
muscular dystrophy and causes progressive muscle weakness, including loss of
ambulation, cardiomyopathy, and respiratory dysfunction

* The foundational defect of LGMD2I/R9 is mutations in FKRP that reduce function of the
FKRP enzyme, resulting in decreased glycosylation of alpha-dystroglycan (aDG)

* The standard of care for LGMD2I/R9 is limited to supportive care and does not prevent
the progressive decline experienced by individuals living with LGMD2I/R9



The BBP-418 program builds on multiple decades of scientific progress

O | LGMD determinedto LY | L2761 identified as (O | piscovery @Y | Initiation of @YY | Initiation of
Q| be separate entity Q | a founder mutation v | of FKRP’'s == natural €N  randomized,
Q| fromDuchenneand & | in LGMD2I/R9 o primary c history o placebo-controlled,
€N | Becker muscular N populations of N function in N study in double-blind Phase 3
QlJ dystrophies European origin® Rbo5P LGMD2I/R9’ trial of BBP-418 in
S | (DMD/BMD) in glycosylation® LGMD2I/R9°
Q.| 19541
Mutations in First publication on
the fukutin- the phenotype of Preclinical
related protein o LGMD2I/R9 proof of

concept for Initiation of open-
ribitol in €N  (abel Phase 2 trial of
LGMD2I/R9 o BBP-418 in

in mice® N | LGMD2I/R98

gene (FKRP) o including respiratory
determined to o and cardiac failure
cause as prominent
LGMD2I/R9? &N complications3

2001
2018

LWalton JN, Nattrass FJ, Brain, 1954; 2 Brockington M et al., Hum Mol Genet, 2001; 3 Poppe M et al., Neurology, 2003; 4 Frosk P et al., Hum Mutat, 2005; > Kanagawa M et al., Cell Rep., 2016; ¢ Cataldi MP et al., Nat Commun,
2018; 7 https://clinicaltrials.gov/study/NCT04202627; & https://clinicaltrials.gov/study/NCT04800874; ° https://clinicaltrials.gov/study/NCT05775848 11 b
BBP-418is an investigational therapy and has not been approved for use by any regulatory agency



BBP-418 is being investigated to target the disease at its source by driving
residual activity of the affected FKRP enzyme and restoring glycosylation of aDG

FKRP glycosylates alpha-dystroglycan (aDG) which stabilizes muscle
O cells by binding extracellular ligands to act as a “shock absorber” for
muscle fibers

glycosylated aDG in muscle cells which increases cell susceptibility to

0 Partial loss of function of FKRP enzyme results in dysfunctional, hypo-
damage

= P = - -

-  — i 1

Endogenous CDP-ribitol = : :

ribitol gifg " "
Mutant — o

ISPD FKRP i |

+ CTP —» @ —> i M

Alpha-Dysiroglycan

Mutations in FKRP prevent addition of CDP-ribitol to alpha-
dystroglycan (hypo-glycosylated aDG) limiting aDG’s ability
to function as a “shock absorber” for muscle fibers

BBP-418 is an investigational therapy and has not been approved for use by any regulatory agency

» Supply supraphysiological levels of synthesized, pharmaceutical-grade
@) ribitol upstream, aiming to drive residual activity of mutant FKRP
enzyme and increase aDG glycosylation levels

Orally-administered BBP-418
(synthesized, pharmaceutical-
grade ribitol)
| |

§ §

i Mutant

MDD :cr - -0 O O _
© 000

CDP-ribitol | | | |
Alpha-Dystroglycan

Potential partial restoration
of aDG glycosylation

12 b

=y
| l
| |




We have developed a proprietary, validated Western Blot assay to accurately
and reliably measure glycosylated aDG directly in skeletal muscle tissue

Validated Western Blot evaluates change from baseline in
glycosylated alpha-dystroglycan (aDG)*2

untreated + 3 months + 6 months
LGMD2I/R9 patient BBP-418 BBP-418

<] Glycosylated aDG

< non-glycosylated
aDG

Yellow signal corresponds to functional,
laminin-binding form of glycosylated aDG

Limited glycosylated aDG is seen in
untreated LGMD2I/R9 patient muscle biopsy
samples at baseline (shown in duplicate)

Increase in glycosylated aDG is observed
post treatment with BBP-418

FDA has indicated that our novel approach to measure glycosylated aDG by our validated assay appears reasonable

1 Blots have been reordered to allow for side-by-side comparison of treatment effect within a patient; 2 See publication for details on this novel, multiplexed assay: Rajasingham et al, ) Muscle Res Cell Motil, 2024 13 b



We have conducted several studies to characterize natural history of LGMD2I/R9 and
evaluate safety of BBP-418; following an encouraging Ph. 2, we have fully enrolled a Ph. 3

Study Phase Description Key takeaways
Natural = Natural history study to characterize = Defined disease trajectory over ~1 year
. LGMD2I/R9 phenotypes = Muscle biomarker reflects genotype/phenotype
MLB-01-001 history . . 1 .
(N=96) = Validate muscle biomarker (glycosylated aDG) = Longitudinal biopsies over a year demonstrate
- to support BBP-418 development biomarker stability over time in untreated patients
= No serious adverse events (AEs) or discontinuations
MLB-01-002, Phase 1 = Three Phase 1 studies in healthy volunteers to due to AEs related to BBP-418 in healthy volunteers
-004, -006 (N=142) evaluate safety and PK of BBP-418 = PK of BBP-418 with and without food defined
= No QTc effects of BBP-418 seen
= Encouraging safety profile in LGMD2I/R9
MLB-01-003 Phase 2 = Open label, dose-finding study to evaluate = Biomarker data suggest BBP-418 is addressing
(N=14) safety and tolerability of BBP-418 in LGMD2I/R9 disease at its source
* Encouraging evidence of clinical efficacy
= Randomized, placebo-controlled study to i
MLB-01-005 Phase 3 evaluate efficacy and safety in LGMD2I/R9 i Iira:lrzlnir;r?r:!c(eec:ifr?:rtjesrs. 3:2I?ne T -
(FORTIFY) (N=112) = Interim analysis planned at 12 mo. to support Y P

potential U.S. accelerated approval

expected in 2H 2025



Natural history reflects that LGMD2I/R9 patients have reduced glycosylated aDG levels,
and L2761 homozygous patients have higher levels than other genotypes

100 - Healthy control tissue levels
E * Both L2761 homozygous and other FKRP
§ 75 genotype patients have reduced
‘e glycosylated aDG levels compared with
s healthy individuals
E P =4.5e-06
Q2 [ I T .
o 07 . * LGMD2I/R9 individuals with “other”
3 . (non-L2761 homozygous) FKRP
E %® genotypes, which typically have a more
2 )5 % severe clinical presentation, have
G; ° \:.:0 . lower glycosylated aDG levels relative
_‘.,;l_"._t._m_u% to L2761 homozygous patients
®e ;N‘D‘:h:,' ° - - -0— 4.57%
0
L2761/L276I Other FKRP
homozygous genotypes

(n=54) (n=17)

MLB 01-001 Figure 14.2.2.1 15



BBP-418 is being investigated in an open-label, dose-finding Ph. 2 study that
has continued in a long-term extension

Key Endpoints
Dose Maximum Long-term = NSAD!
Ambulatory measures

— 10-meter walk test
90 days (N=14) 90 days (N=14) 24 months — 100-meter timed test
Pulmonary function: FVC?
Upper limb function: PUL 2.03

escalation dose extension

After dose escalation, all patients transitioned to highest dose 12g BID = Biomarkers
— Glycosylated aDG levels
Cohort 1 | hdtat 12g BID — Serum creatine kinase

n=4 n=4

Key inclusion criteria
12g BID = Age between 12-55 years at enrollment
= = Genetically confirmed LGMD2I/R9
= Body weight >30kg
Cohort 3 12g BID 12g BID = Able to complete 10MWT <12 seconds unaided
1 1= (moderate disease) or unable to (severe disease)

6g BID

hort 2
Cohort -

L NSAD = North Star Assessment for Dysferlinopathy, also known as the North Star Assessment for Limb-Girdle Type Muscular Dystrophies; 2 FVC = Forced vital capacity; 3 PUL2.0 = Performance of Upper Limb 2.0 16 b
BBP-418is an investigational therapy and has not been approved for use by any regulatory agency



BBP-418 continues to be well tolerated, with only minor Gl related adverse
events recorded in the Ph. 2 study

T — | . . H
reatm_f:;Ere L # of incidents | # of patients (%)

Diarrhea 8 6 (43%)

* Most of the reported TEAEs in the Ph. 2 : o
were Grade 1 (mild) or Grade 2 Dehydration 1 1(7%)
(moderate) in severity Nausea 3 2 (14%)
Vomiting 2 2 (14%)

* No discontinuations or interruptions in _ .
therapy due to AEs were observed Dyspepsia 1 1 (7%)
- - Gastroenteritis 1 1(7%)

pa=——— .

Bloating 2 2 (14%)
Well-tolerated therapy may provide Headaches 1 1 (7%)
. foundation for favorable risk-benefit ratio Abdominal pain 1 1 (7%)

o a0 sies

MLB-01-003 Listing 14.3.1.3 Part 3 month 15 17 b
BBP-418 is an investigational therapy and has not been approved for use by any regulatory agency



Sustained increases in levels of glycosylated aDG in muscle and decreases in
serum creatine kinase were observed in Ph. 2 study of BBP-418

Increase in glycosylated aDG in muscle observed post dosing with
BBP-418 (median £ 95% Cl)

Reduction in mean serum CK observed post
dosing with BBP-418

L2761 homozygous Other FKRP genotypes
B e e e e i e B e B e e T B B B B e T B R R
healthy control healthy control
tissue levels tissue levels
p = 0.063 p=1
| | | |
751 p = 0.016 p=0.31

p =0.0078 p=0.44

 =mmi

glycosylated aDG levels (% of control)

——
0_
Baseline Month 3 Month 6 Month 15 Baseline Month 3 Month 6 Month 15
Genotype
Median (%) 16.5 39.4 39.7 44.3 5.9 9.5 10.4 25.7
N 8 8 7 6 6 5 6 1

Patient samples were interpolated to standard curve to determine % of normal glycosylation of aDG
+3 mo = Part 1, 90-day, +6 mo = Part 2, Month 3, + 15 mo = Part 3, Month 9

Median and 10-90% percentile are shown, Wilcoxon test was used to determine significance
MLB-01-003 Listing 16.4.1 and 16.1.4.2

BBP-418 is an investigational therapy and has not been approved for use by any regulatory agency

Serum CK (Mean * SE)

10000~

8000~ reduction of 280%
from baseline

6000-

4000-

serum CK (U/L)

2000+

Baseline 3 6 9 15 21
(N=13) (N=14) (N=14) (N=11) (N=12) (N=12)

Months of BBP-418 Treatment

Cohort 1 Day 1 CK draws taken after functional assessments; all other draws done prior to
functional assessment

After Day 90, all subjects received 12 g BID (weight-adjusted)

+3 mo = Part 1, 90-day; +6 mo = Part 2, Month 3; + 9 mo = Part 3, Month 3; + 15 mo =
Part 3, Month 9; +21 mo = Part 3, Month 15; Figure shows reference range from 30-170

units/L
MLB-01-003 Table 14.2.1.1
18 b



Stabilization in ambulatory measures has also been observed after treatment
with BBP-418 in Ph. 2 study, suggesting change in trajectory from natural history

Change from baseline in 10-meter walk test (m/s) Change from baseline in 100-meter timed test (s)
0.20 -
5.0 -
0.15 - ;
2.5
@ 010+ o
7] 75}
F F
+‘§ 0.05 2 0.0 < 4 - No Change
[ L8]
= =
7] w
= 0,00+ No Change —= 25
-0.05
5.0
-0.10
Number of Patients Number of Patients
Lead In | 77 67 55 63 Lead_In | 55 42 41 43
Phase2 | 13 10 13 11 8 9 Phase2 | 11 9 1 9 | 8 . 9
I I I I I I I |
Bascline Day90 Month6 Month9 Month 12 Month 15 Month 18 Month 21 Baseline Day90 Month6 Month9 Month 12 Month 15 Month 18 Month 21
Visit Visit
| Phase Lead In — — —- Phase2 | [ Phase Lead In —— —- Phase2 |

Blue lines denote natural history data and red lines denote on-treatment data collected during the Phase 2 study

Source: 10MWT: MLB-01-001 Listing 16.2.1 and MLB-01-003 Listing 16.2.1; 100MTT: MLB-01-001 Listing 16.2.2 and MLB-01-003 Listing 16.2.2
Data exclude 1 subject from month 15 timepoint due to post-COVID decline 19 b
BBP-418is an investigational therapy and has not been approved for use by any regulatory agency.



We have fully enrolled a Phase 3 study (FORTIFY) of BBP-418 in LGMD2I/R9 and
expect topline interim analysis data readout in 2H 2025

BBP-418 (N ~ 75) BBP-418 (N ~ 75)

Screening .
Interim

Analysis
(N~ 70)

* Genetically
confirmed, —_] Randomization

symptomatic 2:1(N~112)
LGMD2I/R9
* 12-60 years of age

Open Label

Extension
Topline Data
2H 2025

Placebo (N ~ 37) Placebo (N ~ 37)

| 1

12 months 24 months

Interim Endpoints: Final Analysis Endpoints:

* Glycosylated aDG (primary)  NSAD (primary) Phase 3 Trial Fu||y Enrolled;

* Serum creatine kinase (CK) * Ambulatory measures .

* Trends in clinical measures * 10MWT Topllne RESUltS EXpECtEd 2H 2025
* 100MTT

* Pulmonary function: FVC
* Upper limb function: PUL 2.0
* QoL measures

Note: Ph. 3 trial population limited to 18-60 years in EU region; final analysis exploratory endpoints include cardiac endpoints such as HS Troponin | 20 b
BBP-418is an investigational therapy and has not been approved for use by any regulatory agency.



We have received positive feedback from FDA on potential for accelerated
approval in the U.S. based on the surrogate endpoint of glycosylated aDG

FDA may grant accelerated approval based on a
W p.p ...such as glycosylated aDG in LGMD2I/R9
surrogate endpoint...

Definition

“A surrogate endpoint, or ‘marker,’ is a laboratory measurement

or physical sign that is used in therapeutic trials as a substitute —
for a clinically meaningful endpoint that is a direct measure of | |
how a patient feels, functions, or survives and is expected to | |
predict the effect of the therapy.”* ® |

Key criteria Q Q Q L
01 Biological Plausibility J “ “ “ Q

Reliable Measurement AIphd-DYS‘ITOQIYCGI‘I

Potential surrogate endpoint in LGMD2I/R9:
glycosylated alpha-dystroglycan (aDG)

.II Association with Clinical Outcomes

I New drug, antibiotic and biological drug product regulations: accelerated approval. Proposed Rule. 57 Federal Register 13234-13242 (1992) 21



Summary: BBP-418 program overview

* BBP-418 aims to target LGMD2I/R9 at its source by restoring glycosylation of alpha-
dystroglycan (aDG), which we measure by a proprietary, validated assay

* In a small, open-label Ph. 2 study, BBP-418 was well tolerated, and sustained
improvements on glycosylated aDG and serum CK were observed in addition to trends
toward stabilization on ambulatory measures

e Consistent with positive feedback from FDA, our fully-enrolled Ph. 3 study (FORTIFY) is
designed with a planned interim analysis at 12 months focused on assessing glycosylated
aDG as a surrogate endpoint to support a potential accelerated approval in the U.S.

BBP-418 is an investigational therapy and has not been approved for use by any regulatory agency.



Continuing momentum from successful regulatory interactions and rapid Ph. 3
enrollment, we anticipate topline data from the Ph. 3 interim analysis in 2H

Multiple encouraging discussions with the FDA support plan to pursue
accelerated approval in U.S. for BBP-418 based on a surrogate endpoint
2023 -2024

Manuscript describing novel, validated muscle tissue-based bioassay to
detect proposed surrogate endpoint, glycosylated aDG levels, published
April 2024

Phase 3 FORTIFY study of BBP-418 in LGMD2I/R9 interim analysis
enrollment target surpassed
June 2024

Completion of full enrollment of Phase 3 FORTIFY study of BBP-418 in
LGMD2I/R9
Sept. 2024

Topline data from Phase 3 FORTIFY study interim analysis
2H 2025

OB CECECVEN



The primary endpoint for the interim analysis is glycosylated aDG at 3 mo. with
additional biomarkers and clinical measures as secondary endpoints at 12 mo.

o
forhfy Ph. 3 FORTIFY interim analysis

Type Endpoint Timepoint N Base case target Upside target

* Statistically significant increase vs. ¢  Statistically significant increase vs.

Pri Glycosylated aDG 5 — placebo placebo
rimar mo. ~
K (Powered at >99%) * Absolute increase 25% CFB in BBP- ¢ 1.5x CFB in BBP-418 treated vs.
418 treated approx. no change in placebo
Efficacy . . * Average decline of 240% CFB in * Average decline of 250% CFB in
. N~7
Creatine kinase (CK) 12 mo 0 BBP-418 treated BBP-418 treated
Ky
secondary Ambulatory * Trends in one or more measures favoring BBP-418 treated vs. placebo
measures 12 mo. N~70 « Statistical significance on clinical outcomes is not expected or required for
*  Pulmonary (FVC) accelerated approval
Safety 12 mo. *  Well-tolerated (consistent with Ph. 2 results)

BBP-418 is an investigational therapy and has not been approved for use by any regulatory agency. 24 b



LGMD2I/R9 represents a S1B+ market opportunity across the U.S. and EU

Addressable patients by indication

9K

Fukuyama congenital
muscular dystrophy
(Japan)

LGMD2I/R9'2 (US + EU) 3
(Phase 3 ongoing)

LGMD2I/R9 market opportunity

Opportunity to treat debilitating progressive

@ First-to-market to address high unmet need
neuromuscular disease with no approved therapies

Attractive safety and convenience for patients while
targeting the disease at its source

@ Disease-modifying oral therapy

Targeting broad label for LGMD2I/R9
@ Ph. 3 design provides foundation for indication
statement with limited exclusion factors

Market opportunity $1B+

25 b



Based on prevalence of pathogenic variants in public sequencing databases and
U.S. demographics, the prevalence of LGMD2I/R9 is ~6-7 per million in the U.S.

Summary of LGMD2I/R9 prevalence rate, by ancestry Est. U.S. prevalence rate

Estimating prevalence for limb-girdle muscular dystrophy
based on public sequencing databases

Wei Liu, BSc® ', Sander Pajusalu, MD, PhD® 234, Nicole J. Lake, MSc, PhD?®, Geyu Zhou, BSc’,
Nilah loannidis, MPhil, PhD®’, Plavi Mittal, PhD®%, Nicholas E. Johnson, Msc, MD?,
Conrad C. Weihl, MD, PhD'°, Bradley A. Williams, PhD®, Douglas E. Albrecht, PhD®,

Laura E. Rufibach, PhD® and Monkol Lek, BE, PhD?

European: 8.4 per million

U.S. weighted average:
6-7 per million

Population LGMD2I/R9 prevalence per million >>

African/African American 1.5 East Asian: 4.2 per million

Ashkenazi Jewish 0.03

East Asian 4.2 . —
African: 1.5 per million

European 8.4

Note: Prevalence rates exclude potentially addressable LGMDs caused by mutations in ISPD and FKTN 26 b
Source: Liu W et al, Genet Med, 2019



Natural history studies and highly engaged patient advocacy organizations
accelerated Ph. 3 enrollment and provide support for patient identification

Natural history studies?

Patient advocacy organizations!

U.S.
.ThSeP m
University of lowa *MLBioSolutions Foundation AWRRENESS FOUNDATION
Clinical Trial Readiness MLB-01-0013 4
for Dystroglycanopathies? (N=96)
(N>100) CU R E LGMDZlFund
Eu rope Limb Girdle Muscular Dystrophy
University Hospital Genethon
of North Norway GLOBAL FKRP MDA Muscular
S\REGISTRY Association
LGMD2I/R9 in Norway* NatHx of LGMD2I/R9°
(N=106) (N=52; ambulatory patients only) (N=850; includes >200 in U.S.)®
— e — — e —
e e

Highly powered Ph. 3 FORTIFY study (N=112) enrolled more quickly than expected

1 Not exhaustive; 2 https://clinicaltrials.gov/study/NCT00313677; 3 https://clinicaltrials.gov/study/NCT04202627; * https://clinicaltrials.gov/study/NCT03930628; ° https://clinicaltrials.gov/study/NCT03842878; © As of May 2025 27 b



Several tailwinds in the LGMD landscape may further accelerate market
development in advance of a potential U.S. launch of BBP-418 in LGMD2I/R9

Potential approvals in
Approved ICD-10 code other LGMDs to drive
diagnosis

Sponsored genetic
testing programs

e Established complimentary e |CD-10 code specific to * Approval for gene therapy
testing programs in U.S. LGMD2I/R9 approved, going in LGMD2E/R4 possible as
into effect Oct. 1, 2025 early as 1H 2026

BBP-418 has first-in-class market opportunity in LGMD2I/R9 while benefiting from tailwinds in
broader LGMD market landscape supporting patient identification
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